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BucHoBok
YIIOBHOBAKE€HOT'0 OPTaHy 3 IePKABHOI OI[IHKM MeIMYHUX TEXHOJIOTii 3a
CKOPOYEHOI NMPOLEeYPOoI0: iMiriIonepasa

epowcasna oyinka meOUYHUX MeEXHOI021U 3a CKOPOUEHOI0 NPOYeOyPOIO 30 36ePHEHHM
MO3 Vkpainu npogedena yno8HOBaAMCEHUM OP2AHOM 3 0EPHCABHOI OYIHKU MEOUUHUX
mexHon02il 8i0N0BIOHO 00 sumoz 11opsaoKy npoeedenHs 0epaHcasHol OYIHKU MeOUUHUX
mexHono2il, 3ameepoxceroco nocmanosor Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckradacmovcs 3 auaunizy HNOPIBHANbHOL ehexmusHocmi
(pe3yrbmamugHocmi), 6e3nexu ma naugy Ha 010xcem NiKAPCbKO20 3ac00)y HA OCHOBI
Oanux 3 eiOKpumux oOdicepen IH@popmayii. Bucnosokx ynosnosadicenozo opeauy 3
0epHCasHOi OYIHKU MeOUUHUX MEXHONO02Il 3d CKOPOUYEHOW Npoyedypor MAae
pekomeroayiunui xapakxmep. Hadani oawni y 6UCHOBKY € akmyanbHUMu CMAHOM HA
oamy 11020 ni020MmosKu.

1. ITndopmania mnpo aary npoBeleHHSI AEP:KABHOI OWIHKM MeIUYHHMX
TEXHOJIOTIH 32 CKOPOYEHOI0 MNPOIEAYPOI0 3asiBJIEHOr0 JKapCbLKOro 3acody:
23.05.2022, onosnenns 01.09.2022.

VY BiamoBias Ha mucT MO3 Ykpainm Big 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 No25-01/17921/2-22 mono BHeceHHS iH(poOpMAaIii MPO IOIUIBHICTH
YKJIaJJaHHSI TOTOBOPIB KEPOBAHOTO JIOCTYIY YIMOBHOB)KEHHUM OPraHOM 3 JIEp:KaBHO1
OIIIHKKM MEIMYHUX TEXHOJOTIN (Iajai - YIMOBHOBa)XCHHWI OpraH) JOJAaTKOBO OyIio
MIPOBEJICHO TIOIIYK ITiH Ha JIiKapchkuii 3aci0 (maii - JI3) imirmronepasa y pedepeHTHUX
KpaiHax Ta kpaiHax CximHoi €Bponu (Tabnuis 7), aHaii3 peKOMEHAalllil opraHizamin 3
OL[IHKM MEIMYHUX TexHousorid (nam - OMT) iHmmx kpaid momo JI3 imirmronepasa
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(Tabnuis 8), MIKHAPOIHOTO JOCBIAY MPOBEICHHS (PapMakOEKOHOMIYHOIO aHali3y
dbepMeHTHOT 3aMiCHOT Teparii.

2. In¢gopmanis npo 3asBJeHUH JiKapCbKUi 3aCi0

Cranom ©Ha 12.08.2022 p. B J[epxaBHOMY peecTpl JIKapchbkuii 3aci0
iMirTronepasa IpeacTaBIeH|H TAKMM TOPTrOBEIbLHUM HAWMEHYBaHHSAM: |

1) naiimenyBaHHs (mpi3Bulle, iM’sl, M0 0AaTbLKOBI) 3asiBHHMKA Ta HAa3Ba
BHPOOHHUKA JIIKAPCHKOr0 32C00y:

HEPE3MM® 400 O/1, mopomoK sl MPUrOTYBAHHS KOHIEHTPATY JJIS PO3UHHY
s 1Hby31 mo 400 O] mo 1 a6o 5 ¢dakoHIB 3 MOPOIIKOM Y KapTOHHIM KOPOOII.
Bupo6nuxk: Jlonna bionomxkike, uk., CIHIA; dxenzaiim Ipnann Jlimiten, Ipnanmis;
Jxensaiim Kopnopeiin, CLIA. 3assuuk: xen3zaiim FOpon b.B., Hinepnanau.

2) TOproseJibHA HA3Ba JIKAPCHKOI0 3aC00y:

HEPE3NM® 400 O]

3) MIZKHAPO/JHA HENATEHTOBAHA Ha3Ba a00 CHHOHIMIYHEe HAWMEHYBAHHS:

imirmonepasa/Imiglucerase

4) ckJ1a] JIKapChKOro 3aco0y (Air04i Ta 10MOMIiKHI peYOBHHH):

1 dakon mpenapary mictuth 400 O/[* imirmronepazu™*;

1 mMa pozuuny mictuth 40 OJ] (mpubnuzno 1,0 mr) imirmronepasu (400 OJ1/10
). *1 ommaMIg (OJ) mopiBHIOE KUTBKOCTI (pepMeHTy, sKa Kartajizye Timpouis 1
MKMOJIb CHHTETHYHOTO cyOcTpaty napanitpodenin B-D-rimokomipanos3u (pNP-Glc) 3a
1 xB mpu temmnepatypi 37 °C

5) popma Bunmycky:

MOPOIOK JIJIsl IPUTOTYBAHHS KOHIIEHTPATY IS pO3UUHY JUTsl 1HG Y311

6) cnoci0d 3acTocyBaHHS JiKaPCHKOIro 3aco0y:

VY 3B'I3KYy 3 TETEpOreHHICTI0O 1 MYIbTUCHUCTEMHICTIO XBopoOu ['omie mo3y
npenapary Llepesum® 400 OJ] BU3HAUYAIOTH iHAMBINYalbHO A7 KOXKHOTO XBOPOTO 3
ypaxyBaHHSIM KIIHIYHUX TMPOSBIB 3aXBOpIOBaHHsS. bylia moka3zaHa e(QeKTHBHICTH
pI3HMX CXeM JO03yBaHHS IIOAO0 JeIKUX abo YyciX HEHEBPOJIOTIYHUX IMPOSBIB
3aXBOpIOBaHHA. 3acTocyBaHHsA modatkoBoi go3um 60 OJI/kr 1 pa3 Ha 2 THXKHI
MPU3BOAUTH 70 TOKPAIEHHSI TeéMAaTOJIOTIYHUX Ta BiCIIEpaIbHUX MapaMeTpiB depes 6
MiCAIiB BiJ II0YATKy Teparii, a mojanblue JikyBanHs npenaparoM Liepesum® 400 O]
3YIIUHSIE TPOTPECyBaHHS a00 3MEHIINYE TSKKICTh YpaXKeHb KICTKOBOI CHCTEMH.
Beenenns naliMeHmoi 1o3m, sika ctaHoBUTH 15 OJI/kr Macu tima 1 pa3 Ha 2 THXHI,
MPU3BOAUTH 1O TOKPAIICHHS TeMaTOJOTIYHUX MapaMeTpiB 1 3MEHIIEHHS TMPOsBIB
opraHoMeradiii, mpoTe He BIUIMBAE HA KICTKOBY CUMIITOMATHKY.

CraHIapTHOIO CXEMOIO JIIKYBaHHS € OJIHOpAa30oBa BHYTPINTHbOBEHHA 1H(DY3is
npenapary Llepesum® 400 OJI kosxHi 2 THXkHI (116 TAKOK 3BMYaiiHA 4acTOTa, IIPH SAKIH
0JIep’KaHO OUTBIIICTh JAHUX).

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8 % EC %ES5 % F2 % E8 %EB % ¥4 %F3 % EC %E0 %F0%E0%F2
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[licns po3umHEHHS Ta PO3BEIEHHS IMpemapaT 3aCTOCOBYIOTh IUISIXOM
BHYTpilIHEOBeHHOi iH(y3ii. [Ipu mouatkoBux indysisx Llepesum® 400 O]l cmin
BBOJUTH 31 WIBUAKICTIO HEe Ounblie 0,5 onuHuil Ha 1 KT Macu Tiia XBoporo 3a 1 XB.

MoskHa pO3TIISTHYTH MOKJIUBICT 3IHCHEHHS 1H(Y3il B JOMAIIHIX YMOBaX JJIs
MAI[iEHTIB, SIKi MPOTATOM JEKUIBKOX MICSIIB J00pe TMepeHOCHIN JTiKyBaHHS
npenapatom Llepesum® 400 OJI. PimieHHA NpO MOKIUBICTH 3/ifICHEHHS NaIi€HTY
1H}Y31i B JOMaIIHIX YMOBax CiiJ NMPUHAMATH MICAS PETENbHOI OLIHKUA Ta 3TITHO 3
pPEKOMEHIAIISIMHU JIKaps, SKUI MPOBOJAUTH TEpaIlito MmpenapaTom. 3AiicHeHHS 1HDY31i
npenapaty Llepesum® 400 OJ] camMuM mauieHTOM a00 JOINIAJAIBHUKOM y JOMAIIHIX
yMOBax BHMara€e MpoXO/KEHHS BIAMOBIIHOTO HaBYAHHS y MEIUYHOTO CIIeliajicTa y
KJTIHIII.

MenuyHuX npaniBHUKIB MPOCITh PEECTPYBATH MALIEHTIB 3 XBopoOoro ['omie, B
TOMY YHMCIi 3 XpPOHIYHUMH HEUPOHONMATHYHUMH TIPOSIBAMH 3aXBOPIOBaHHS, Y PeECTpi
«ICGG Gaucher Registry».

Hitn. Hemae notpeOu y KOpUTyBaHHI 1034 MPU 3aCTOCYBAHHI MpenapaTy JITsIM.

7) inpopMaisi MPO HAABHICTH AEPKABHOI peecTpalii JikapcbKoro 3acody B
Ykpaini:

HEPE3NM® 400 O/, peectparriiine mocBigueHHs Ne UA/8659/01/02, tepmin
mii Heoomesxenuii 3 16.08.20182.

8) dapmaxonoriuna aisa Jgikapcbkoro 3acody Ta KOJI 3a aHATOMO-
TepaneBTUYHO-XiMiYHOI0 KJjacu@ikamiero: 3acobu, 10 BIUIMBAIOTH Ha TpPaBHY
cucrteMy Ta Metabomivni mpouecu. Erzumu. Kog ATX A16A B02.

9) noka3aHHs 10 MeJUYHOI0 3aCTOCYBAHHS, 32 IKUM IOIaBajIacs 3asBa:

Hepxasny OMT npoBeaeHO 3a CKOPOUYEHOIO MPOLIEAYPOIO 3a 3BepHEHHSIM MO3
VYkpaidu, 1mo He rnepeadavaio mogaHHs 3asBU. Y JHCTI 3BepHeHHI MO3 (JucT Bin
16.02.2022 No 25-04/4617/2-22) 3a3HaueHe HACTYyIHE MOKAa3aHHs: JTIKYBaHHS XBOPOOH
lNome Tim 1 Ta MOXJIMBICTH NEPEBENICHHS 3 IMIMIIONEpa3d Ha TarIromepasy ado
BeJIATIIIOIEpa3y JOPOCIUX TAIli€EHTIB Ta JiTed 3 xBopoOoro [ome Tum 1 (Jmct
yrouHeHHst MO3 Vkpainu Big 26.04.2022 Ne 25-01/9331/2-22) .

10) moxa3aHHS 10 MEJUYHOT0 3ACTOCYBAHHS BilIOBIHO 10 iHCTPYKUIl A5
MeIMYHOr0 3aCTOCYBaHHsI, 3arBepa:xkeHoi MO3, 3a HasBHOCTI Jep:KaBHOIL
peecTpauii JikapcbKoro 3aco0y B YKpaiHi:

Lepe3um® 400 O] (imirmonepasa) HoKa3aHUi I TPUBANIOT (PepMEHTO3aMiCHOT
Tepamii XBOpUX 3 MIATBEP/KEHUM JiarHO30M XBopobOu ['omie HEHEHpOHOMATHYHOTO
tuny (tun 1) abo XpOHIYHOTO HEMPOHOTATHYHOTO TUITY (THUII 3), AKi MAaIOTh KJITHIYHO
3HAYYIIl HEHEBPOJIOTIYHI MPOSBH XBOPOOH.

J1o HEHEeBPOJIOTTYHHX MTPOSBIB XBOpOOH [ o111e HaNeKaTh:

- adewMis (ITicTsl BUKJIFOUYCHHS HINNX ii TPUYHH, 30KpeMa nedinuty 3aiiza);

- TPOMOOITUTOIICHIS;

2 http://www.drlz.com.ua
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- XBOpOOM KICTOK (HICHS BUKIIOYEHHS IHIIMX NPUYUH, 30KpeMa Ae(IIuTy
BiTaMiny D);
- remaromeraiis a0o CIJIEHOMEralis.

11) indopmanisa nNpo HASIBHICTb NMOKa3aHb A0 MEAUYHOI0 3aCTOCYBAHHS
JIKapcbKOro 3aco0y /Uil BUKOPUCTAHHSA MiJ 4ac HAJAaHHSA MeJIMYHOI JONOMOIH
NpH CTAaHAX, L0 3a3HAYeHi y NPIOPUTEeTHNUX HANPAMAX PO3BUTKY cdepr 0XOPOHH
310POB’A:

VY nucrti 3BepaerHi MO3 (muct Big 16.02.2022 Ne 25-04/4617/2-22) 3a3HaueHo,
10 Ha BUKOHaHHS MyHKTY 3 nmoctaHoBu KM VYkpainu Big 23.12.2020 Ne 1300 (mauni -
[locTanoBa), a Takox miANYyHKTIB 4 Ta 5 myHkTy 8 [locTaHOBH, € mOTpeda y MpOBEICHHI
nepxaBHoi OMT 3a CKOpPOYEHOIO MpPOLEAYpPOI0 WLIOA0 JIKApPChbKOro 3acoly
IMITJIIOIepa3a Ta mpenapaTaMy MOPIBHSIHHS TaJirionepasa ajabda Ta BeJarioepasa
anbda 17 JikyBaHHs xBopoOu [Nomre tum 1.

XBopoba ['omie BXoIWUTh A0 MEpeNiKy piAkKicHUX (opdaHHMX) 3aXBOPIOBaHb,
3arBepkeHoro HakazoM MO3 Vkpainu Bing 27.10.2014 Ne 778, 3apeecTpoBaHOrO B
MinictepcTsi toctuiiii Ykpainu 13 nmucronana 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBA:K€HOI'0 OPraHy WIOAO0 Pe3yJbTATIiB NMOPiBHSJIbHOL
epexTUBHOCTI (pe3yIbLTATHBHOCTI), Oe3nmeku, e(PEeKTUBHOCTI BHUTPAT HA
JiKapcbKUM 3aCi0 Ta aHAJI3y BIVIMBY HA OKA3HUKHU OI0KETY

1) n1aHi 010 NMPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

XBopoba ['omie — 11e pigKicHa crmajaKoBa J130COMHA XBOPOOa HAKOMMYCHHS, 1110
OXOIUTtoe Tpu oOcHOBHI Gopmu (tumm 1, 2 1 3). Buaussiore Takox
¢deTtanbHy/HeOHATANBHY a00 MepUHATAIBHO-JETATIbHY (OpMYy Ta CepleBO-CYAUHHY
dopmy (abo anrmiiicekoro Gaucher-like disease). Knacudikarris 3a Tunmamu 3acHoBaHa
Ha CTYIEHI TSKKOCTI ypaKeHHsI HEpPBOBOI CHCTEMH, Billl AeOIOTY XBOpOOU 1 TeMIiax
IPOTrpecyBaHHs 3aXBOPIOBaHHS. XBopoOa BUHUKae yepe3 myTaiii B reHi GBA (1qg21),
SKAW KOAY€E JI30COMHUN (EepMEHT, TIIIOKoIepeOpo3uaazy abo B IyXKe PIAKICHHUX
Bunagkax reH PSAP, skuit xomye #oro Outok-aktuBatop (camo3ud C). edinut
TITIOKOTIEpeOpOo3uaa3u MPU3BOIUTE O HAKONMUYCHHS BIKIAJCHB TIIIOKO3UIIEPAMITY
(abo Oeta-Oera-TmrOKOIIEPEOPO3UAY) y KIITHHAX PETUKYIOCHIOTENIANBbHOI CUCTEMU
MEYIHKHU, CEeJIe31HKH Ta KICTKOBOro MO3Ky (kiitunu [omre). Ilepenaya 3axBoproBaHHs
ayTOCOMHO-periecuBHa. 3a MibkHapoaHow kiacudikamiero BOO3 MKbB-11 mae xox
5C56.0Y (Other specified sphingolipidosis)?.

3a maHMMH BIIKpUTOTO JDKepena iH(opmalii mpo piAKiCHI 3aXBOPIOBAHHS
OrphaNet* mommpenicts xBopoou I'ome cranoButs npubmusno 1/100 000. Pigna
3aXBOPIOBaHICTh Ha XBOpoOy ['orme y 3aranbHiid MOMysiii CTaHOBUTH Oim3bko 1/60
000, anme BonHa w™oxe pmocsratm go 1/1 000 y eBpeiB amkenasi (TOOTO
CX1JTHOEBPOIICHCHKOTO, IIEHTPATHLHOTO 1 IIBHIYHO €BPOIEHCHKOTO MOXOKEHHS).

3 https://icd.who.int/browsel 1/1-m/en#/http%3a%2 %2 fid. who.int %2 ficd %2 fentity %2f1875237176 %2 fmms %2 fother
“ https://www.orpha.net
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3a JaHKMM HIIOTO JUKEpesa BiAKPHUTOI iH(popMallii Ipo piakicHi 3aXBOprOBaHHs"

y Cnonyuenux Illtarax 6mu3zsko 6000 mroneit xBopitoTh xBopoOoro ['ome. XBopoba
['ome € HaWOOWIMpEHIIMM TEHETUYHUM 3aXBOPIOBaHHSAM Yy €BPEiB alIKeHasl,
3aXBOPIOBaHICTh Ha sIKy Moxke jgocsiratd 1 3 450 napomxkenux. Hemae erHiuHOL
MOIIUPEHOCTI, MOB’s13aH01 3 XBopoOoto ['ome 2 abo 3 tunmy. OaHak iCHy€e MiATUI
xBopobu ['ome tuny 3, sikuil yacTiie 3yctpiyaerbesa B perioni Hopborren y LlBemnii
(xBopoba T'ome Hopb6orten). 3a oIiHKaMH, TOUIMPEHICTh CEpPEll IIBEACHKOIO
nacenenns Hop6orren cranosuts 1 Ha 50 000°,

[Homumpenicte y @panuii cranoButh O0nu3bko 1/136 000 cepen 3arajibHOTO
Hacenenns’. CranoM Ha rpyzaeHb 2015 poxy y (paHIy3bKOMY peecTpi Mali€HTIB 3
xBopoboto ['ome (RFMG) pedepeHc-11eHTpYy JT130COMHUX 3aXBOPIOBAHb 3HAYMIIMCS
3apeecTpoBaHUMU Ta Oynu xkuBi 502 namientu: 444 nopocnux i 58 mitei.

JocmipkeHHst 3 ABcTpaiii MOBIIOMIISIIO TIPO 4acTOTy 3axBoproBanb 1/57 000;
aHajoriune gociimxkeHns 3 Himepnauais nosigomuio mpo 1,16/100 000, y Yeckkiit
Pecny6uini momupenicts cranosuna 1,13 ma 100 0008

BianoBigHo 10 nanux, HagaHuX y 1oaatky 1o gucta MO3 Big 16.02.2022 No 25-
04/4617/2-22, cranom Ha 2022 pik KUIbKICTh Mali€HTiB 3 XxBopobOoro ['omre Tumy 1
ckiagae 65 ocid (51 mopocnux maiieHTiB 1 14 mitei).

KniHiuH1 nposiBu 3aXBOPIOBaHHS Jy’Ke pi3HOMaHITHI. Y ci popmu xBopoOu ['orre
HE MaloTh F€HIEPHUX BIIMIHHOCTEH, ii 3 OJHAKOBOIO YACTOTOIO CIIOCTEPIraloTh SIK Y
YOJIOBIKIB, TaK 1 B >kiHOK. XBopobOa ['ome 1 tumy (90% BuMaakiB) € XPOHIYHOIO i
HEHEBPOJIOTIYHOI (POpPMOIO, MOB’SI3aHOI0 3 OpraHoMerajico (ceiae3iHka, IMediHKa),
aHOMAJIISIMU KICTOK (O1J1b, OCTEOHEKPO3, MATOJIOTIYHI IEPEIOMH) Ta IIUTOICHIE0. Tu
2, TrocTpa HEHpOINaTUYHa, XapaKTepU3yeTbCd PAHHIM [MOYAaTKOM, MIBUIKO
IPOrpeCcyrvor0 TUCPYHKIIEID cTOBOypa MO3KY, OpraHOMETraii€lo 1 MPU3BOAUTH J0
cMepTi y BiIli 10 2 pokiB. Tum 3, migrocrpa HeliponatudHa Gopma, Bpaxkae aitei abo
IIUTITKIB 1 XapaKTepU3y€EThCS MPOrPecyrdoro eHIedaionariero (OKOpyXxoBa anpakcis,
eMJICTICIS Ta aTaKCisl) 13 CHCTEMHUMU IIPOSIBAMH, SIKI CITIOCTEPITaroThes 1 pu 1-my Tumi
xBopobu’. IlepuHaranpHO-1eTanbHa GopMa XBopoOa I'olre 3ycTpidaeThes MEHIIE HiXk
y 5% mamientiB. Lleit TN nyxe BaXXKWii 1 OB’ A3aHUH 31 CMEPTIO 10 3-MICSIYHOTO BIKY
a6o B yTpo6i matepi. CeprieBo-cyanHHa popma xapaktepusyerbes ypaxenusm [[THC,
HAMPUKJIaJ, OKOPYXOBa ampakcis, IHII CHMITOMH BKJIIOYAIOTh KalbIU(IKAIIi0
MiTpaJabHOIO Ta a0PTAJIBHOIO KIANAHiB, IOMYTHIHHS POTiBKH Ta CIIEHOMeTawiro '°,

2) naHi MO0A0 JAOCTOBIPHOCTI pe3yabTAaTiB MNOPIBHSUIBHOI KJIHIYHOI
epexTUBHOCTI Ta Oe3mekH 3afiBJIEHOr0 JIKapchbKoro 3aco0y. Omuc
(mpeacraB/ieHHA) 3a3HAYEHUX Pe3yJIbTATIB

3 https://rarediseases.org/rare-diseases/gaucher-disease/#references

6 https://rarediseases.org/rare-diseases/gaucher-disease/#references

7 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_-_maladie_de_gaucher.pdf

8 https://www.ncbi.nlm.nih.gov/books/NBK1269/

°https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?lng=EN&data_id=644&Disease_Disease_Search_diseaseGroup=Gaucher&Disease_Disease_Search_diseaseType=Pat& Dise
ase(s)/group%200f%20diseases=Gaucher-disease&title=Gaucher%20disease&search=Disease_Search_Simple

10 https://rarediseases.org/rare-diseases/gaucher-disease/#references
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3 MeTOow aHalli3y PpEeKOMEHJalll MIOJ0 3aCTOCYBAHHS IMIIVIIOLEPA3u IS
JikyBaHHs xBopoOu ['ome tumy 1 npoBeaeHO MOLIYK TPETUHHUX JKepeln iHpopMalii
MIOZI0 JOKAa30BUX JAHWX Y Tally3€BUX CTaHAapTaX y CHUCTEMi OXOPOHH 3JI0pOB’ S
VYkpaiHu, Ha caiiTax MDKHaApOJHUX NpodUIbHUX OpraHizauiil, y 6a3zax ganux PubMed,
Trip Database.

B Peectpi Meanko-TEXHONOTTYHUX JOKYMEHTIB 31 CTaHAApTH3alli MEIUYHOI
nonomoru'! HasBHu Y HiikoBaHUi KIIHIYHMIT POTOKO NEPBUHHOL, BTOPHHHOI
(cmenianizoBaHol), TPEeTHHHOI (BHCOKOCHENiAJi30BAHOI) MEAMYHOI JAOMOMOIH
“XBOPOBA I'OHIE”, 3atBepmxennit HakazoM MO3 Ykpainu Big 19.08.2015 Ne529.

CrenianbHe JiKyBaHHS Malll€EHTIB 3 XBopoOoto ['omie Tumy 1 Ta 3 311iCHIOETHCS
3a fonomororo pepMmeHTHOT 3amicHoi Teparii (P3T). Jlo3y miaduparoTh IHIUBITYaTbHO
BIMOBIAHO JO KIIHIYHOTO CTAaTyCy TMalli€HTa Ta HWOTr0 MOJEKYISPHO-T€HETUYHUX
NOKa3HUKIB. 3a HEOOXITHOCTI NPHU3HAYAETHCS CUMIITOMATH4HE JikyBaHHS. [lpu
xBopoOi ['omie Timy 2 mpu3HAYarOTh miaTpuMytode JikyBaHHs. [lpusnauenus ®3T
3MIACHIOETBCS y 3aKJIaji OXOPOHH 370POB’sl, BU3HAYCHOMY JJIs HaJaHHSI MEIUIHOI
JIOTIOMOTH TTaIlieHTaM 3 XBopooOoro ["ore.

Kpurepiem BkitoueHHst ais jikyBaHHs 3a gomnomoroio @3T e mabopaTopHo
niaTBep KeHui tun 1 ta Tun 3 xBopobu ['omie 3 maHidecTaliero KIIHIYHUX TPOSBIB.
Kpurepismu st HeBinknaaaoro noyatky O3T e:

Bceranosnenns niarano3y xBopo6u ['omie 3 HasBHICTIO cUMITOMIB 710 20-pig4HOTO
BIKY;

Tsxka anemis (Hb < 8 mr/mn);

Tsxka TpomOoruToneHis (< 60000 kiiTuH/MIT);

JletikoruTu < 3000 KIITHH/MIT;

[TaTonoriyHa JaMKICTh KiCTOK, KICTKOBI KpU3U Ta OCTCOHEKPO3 B aHAMHE31;

3HIKEHHA BUKOCTI 3pOCTY Ta/ab0 3aTpUMKa 3pOCTY Y AITEH;

3arpuMKa cTaTeBOro I0O3pIBaHHS Y JITEH;

HasBHicTh pimHMX OpaTiB 4M cecTep 3 TSKKHM IepediroM 3aXBOPIOBaHHS, SKi
notpeOyroTh npusHadeHHss O3T;

['eHoTHm, 110 BUKIJIMKAE TSHKKHM 1epeOir 3aXBOpIOBaHHS (HANpPUKIIaA, HasBHICTD
myTartiit L444P uu D409H);

3pict <5-ro mepreHTUIss abo CyTTEBE 3MEHIIEHHS TOKA3HHWKIB IIBUIKOCTI
3pOCTY Y JiTeH, Z-TTOKa3HUK MIHEpaJIbHOI MIIBHOCTI KICTKOBOT TKAaHWMHU HUX4Ye 2,0;

O0’em cenesinku > 2,0 MN, 00’em neuinku > 2,0 MN.

Kpurepii Bukinrodenns 3 nporpamu jgikyBanHs @3T mpu xBopoOi [ome:

XBopo6a [Nomie, Tam 2 (TocTpuii HEUPOTIATUIHUN THII);

Baxki moOiuHi edexTn, TOB’s3aHI 3  BBEICHHAM IIpemapary, o
YHEMOKITUBITIOIOTH mpoBefieHHsT D3T (myxe piako 3ycTpidatorbes, 3a3suuait O3T npu
xBOpoOi ["omre 100pe mepeHOCUTHCS TAIIEHTaAMU);

Bincyrnicts kiinignoro edekry Big O3T.

1 https://www.dec.gov.ua/mtd/hvoroba-goshe/
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o nikapcekuii 3aco0iB 3a0e3medyeHHs] YH1(IKOBAHOI'O KIIIHIYHOTO MPOTOKOIY
HaJexaTh IMITJIIoIepa3a, Tajirolepasa aabda.

om0 MDKHApOJHUX KIIHIYHMX HACTAaHOB Ta HACTAHOB HAYKOBHX TOBapHUCTB
IHITUX KpaiH 3HAWIeHO HACTYITHI pEeKOMEHAaIlli:

1. PexomMengamii 3 AiarHOCTHKM, JiKYBaHHSI TA MOHITOPHMHIY XBOpPOOH
I'omre, 2009 (Recommendations on Diagnosis, Treatment, and Monitoring for Gaucher
Disease, The Journal of Pediatrics. Vol. 155, No. 4, Suppl. 2009)!?

Bpasunbceka gocninHuibka Tpyna 3 XxBopoou ['omie Ta 1HIIUX J1130COMaTBLHUX
3axBoproBaHb (Brazilian Study Group on Gaucher Disease and Other Lysosomal
Storage Diseases) Hajja€ OHOBJIEH1 peKOMEHAAIIIT 010 11arHOCTUKU, MOHITOPUHTY Ta
JIKyBaHHS TAIIEHTIB 13 XBOpoOor ['olie 3 akieHTOM MI0A0 BEJAEHHS Opa3uiibChbKUX
MaIlI€HTIB.

@O3T imirnroiepa3or peKoMEHJ0BaHa BCiM mallieHTaMm 3 xBopobotro ['omre 1 1 3
TUIYy, SIKI MalOTh CHUMITOMH 3 JIETKUMH, TOMIPpHUMHU a00 TSXKKUMU KITHIYHUMH
IPOsIBAMHU.

[H}y3ii pekOMEeHIYI0Th POOUTH KOXKHI 2 TUXHI, TPUBAIICTh 1H(Y31i CTAHOBUTH
1-2 rogunu. Tpusanicts 1H(DY311 MeHIIe 1 TOOUHU HE PEKOMEHIYETHCS.

Jlo3a iMirmironepasu 3ajeXuTh BiJl THUILY, BIKY Malli€HTa, YpaKCHHs OpPraHiB,
TSKKOCTI, CTYIIEHSI Ta MPOTPEeCyBaHHs 3aXBOPIOBaHHS. [neanbHa /103a AJid MalleHTa €
JOCTATHBOIO JIJISl MIATPUMKH IMOBHOTO a00 YaCTKOBOI'O YCYHEHHS 03HAK Ta CUMIITOMIB
3aXBOPIOBAHHSI.

I[Ipu  HenelipomaTuyHUX  (opMax MOYATKOBI  JIO3M  TOBHHHI  OyTH
1HAMB1IYyaai30BaH1 BIAMOBIAHO 10 KPUTEPIiB BUCOKOTO Ta HU3LKOTO PU3HUKY.

Ta6mums 1. itu Ta mipnitku (<18 pokiB) i3 XxBopoOoro ['o1e: ominka pu3uKy Ta
103a

Bucokwuii pusuk (nmpuHaliMH1 OJTHH 3 Husbkuit pu3uk (yci HaCTYIHI KpUTEpii)
HaBEJACHUX HIKYE)

ITouaTkoBa mo3a 60 OJI/kr koxHI 2 [TowyaTtkoBa mo3a 30 OJI/Kr KOXHI 2 THXKHI

THKHI

Kpurepii

['emorno6in Ha 2 T/71 HIKYE HIDKHBOI | MakcuManbHUN piBEHb TeMOTI00iHY Ha 2

MEX1 HOPMH JJIs CTaTi Ta BIKYy /7T HKY€ HIKHBO1 HOPMH JJIS CTaTi Ta
BIKY

Tpom6ommT <60 000/Mmm3 abo Tpom6ommTr >60 000/MM3 Ha 3 BUMipH

12 https://www.jpeds.com/action/showPdf?pii=S0022-3476%2809%2900674-X
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3aJI0OKYMCHTOBAHa aHOMAJIbHA

KpOBOTEUa

3aTpuMKa pocTy 3axBOPIOBAaHHS KICTOK OOMEKYETHCS
OCTEOIEHIEI0 Ta IHPLUIHTPAIIEIO
KICTKOBOT'O MO3KY

AKTHBHE 3aXBOPIOBaHHS KICTOK O06’emM neuinku <2,5 pasa BiJ HOpMU

3MiHM QYHKIIT TeYiHKHA 200 O06’em cene3inku <15 pa3ziB Big HOpMU

30UIBIIEHHS 00’ eMy >y 2,5 pa3u BiJ

HOpMU

O06’emHue 30UTblIEHHS cene3inku >15 | DyHKIIiT nediHKky, ceplis, JEereHiB Ta
pasiB BiJ HOPMHU HUPOK B HOpMI

3MiHU JIETEHb

3axXBOpIOBAHHS TIEYIHKH

Tabmums 2. Jlopocii (>18 pokiB) 13 xBopo6Ooto ['o1ire: oriHKa pu3uKy Ta 103a

Bucokwuii pusuk (nmpuHaiiMH1 OJTWH 3 Husbkuit pu3uk (yci HaCTYIHI KpUTEpii)
HaBEJICHUX HIDKYC)

ITouaTtkoBa mo3a 60 OJI/kr KoxHI 2 ITouatkoBa mo3a 30 OJI/Kr KOXHI 2 THXKHI

THXKHI

Kpurepii

CumnTomaTuyHa aHeMist a6o MakcuMalbHHM piBEHb FreéMOTJI00iIHY Ha 2

remorno6iH <8,0 r/mn /71 HYDKY€ HIDKHBOT HOPMH JIJISL CTaTi Ta
BIKYy

Tpom6ommT <60 000/Mmm3 abo Tpom6ommTr >60 000/MM3 Ha 3 BUMipu

3aJIOKyMEHTOBaHA aHOMAaJIbHA

KpOBOTEUa

AKTHBHE 3aXBOPIOBAHHS KICTOK 3axBOPIOBaHHS KICTOK OOMEXKYETHCS
OCTEOTEHI€I0 Ta IH(ITBTpaIli€to
KICTKOBOTO MO3KY

3miau QYyHKITIT TeYiHKHA a00 O06’em meuinku < B 2,5 pa3u BiI HOpMHU

30uIbIIeHHS 00’ €My > B 2,5 pa3u Bij
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HOPMH

O06’emHue 30uIbLIEHHS cene3iHku > 15 [ O6’em cenesinku < 15 pa3ziB Bl HOpMU
pasiB BiJ HOPMHU

3MiHH JIETeHb @DyHKIIIT MEY1HKH, Ceplid, JIETEHIB Ta
HUPOK B HOpMI

3axXBOpIOBAHHS TIEYIHKU

JlopociiiM MaiieHTaM 3 HU3bKUM PH3UKOM, SIK1 IOCATAIOTh YCiX TepaneBTUYHUX
1iJ1ei, MOXKHA 3HMKYBATH 103y Ha 25-50% KokH1 6 MicaliB micis | poky JIIKyBaHHS
(KpiM MAaIi€HTIB 13 ypaskeHHAM KicTok). [linTpumytodi 1034 IMIrTtoLepa3y He TOBUHHI
sHmkyBatucsa Hiwkue 20 OJI/xr/2 twxui g gopociaux 1 30 OJI/xr/2 TwxH1 1u1s
NaIieHTiB BikoM 70 18 pokiB.

JlopociiuM maii€eHTam i3 BACOKUM PU3HKOM, SIK1 IOCATAIOTh YCI1X TepaneBTUYHUX
IJIeH, 03U MOXYTh 3MEHIIIyBaTUCh MpuHaiimMi Ha 15-25 % koxH1 6 micsauiB micius 1
pPOKYy JiKyBaHHsS (KpIM MAaIll€EHTIB 13 Ypa)XX€HHSAM KICTOK). MiHiManpHa 1032 IS
JOPOCTUX 1 JIiTel 3 BUCOKUM PU3UKOM CcTaHOBHUTH 30 OJI/Kr KOXkH1 2 TUXKHI, OCKITBKU
MEHIII1 1031 MOXYTh MPU3BECTH 10 MOTIPIICHHS CTaHy KiCTOK.

2. Pexomenaauii OHTapio moao JikyBaHHs xBopoOou I'ome ¢epmeHTHOIO
3aMICHOI0 Tepami€lo iMirawnepazow ad0 BeJarjaunepasorw ado cyocrpar
penykuiifHoo Tepamieo Mmiraycrarom, 2011 (Ontario guidelines for treatment of
Gaucher disease by enzyme replacement with imiglucerase or velaglucerase, or
substrate reduction therapy with miglustat, Version 9, August 2011)"3,

Ha MOMEHT miaroToBKH IBOTO JOKYMEHTa OyJIM JTOCTYIHI HACTYITHI JIIKAPCHKI
3acobu nnsa JikyBaHHA XxBopoow [T'ome: ®3T - anrmronepasa, iMirironepasa,
Besarionepasa anbha; cyoctpar peaykiiitna tepamist (CPT) - mirmycrar.

Kpurepii mouatky jikyBaHHS MaIli€HTIB 13 XBopoOoro [ ore:

1. IIBMAKICTh TPOTPECYBaHHS CHMIITOMIB, SK Yy JOPOCIUX, TakK 1 y JIiTeH,
CBITYHTH PO TE, IO XBOp0Oa, MIMOBIpHO, MATUME TSKKUN MEepedir MpoTIromM KiIbKoX
POKIB.

2. Hapasi ¢inancoBa miATpUMKa JiKyBaHHS O€3CHMITOMHHX TMAIli€EHTIB HE
HAJAa€ThCAd dYepe3 BIICYTHICTh JaHWX, SKi O CBIIUWIM MpO Te, IO Teparis
0€3CMMIITOMHUX TMAaIlIEHTIB 3MIHIOE Bi/IIaJieHI Pe3yJIbTATH.

3. [NamienTH, y SKUX BUSABICHO TIEPBUHHY HEBPOJIOTTUHY (opmy xBopobu ['orre,
3a3BUYail HE BBAXKAIOTHCA BIATMOBIIHUMU JI0 3aCTOCYBaHHS (papMakoTeparii.

4. BuzHaueHHS TSKKOCTI 3aXBOPIOBAHHS Y OYy/Ib-IKOTO KOHKPETHOTO TMAIliEHTa
nokiamaeTbes Ha KoMmiciro 3 KIIHIYHOTO Orsgay, skuid Oyae BpaxoByBaTd
reMaToJIOTIYHI YCKJIaJHEHHS (KOHIIEHTpAIlsl TeMOTJI001HY, KUTbKICTh TPOMOOITUTIB,

Bhttp://www.garrod.ca/wp-content/uploads/ONTARIO-GUIDELINES-FOR-TREATMENT-OF-GAUCHER-August-2011-2.pdf
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eni3oau 1H(APKTIB CEJEe31HKH), YPaKHEHHS KICTOK, YCKJIAaJHEHHA 31 CTOPOHHU
IUTYHKOBO-KHIIKOBOI'O TPAaKTy, CUCTEMHI YCKJIaJHEHHS (3HM)KEHA LIBHUIKICTh POCTY

Ta/ab0 3aTpUMKa POCTY).

Binmina Teparii npOBOAUTUMETHCS Y BUIMAJIKY, SIKIIO MAIIEHT HE JOTPUMYETHCA
HAJIEXKHOTO JIIKYBaHHS a00 3aXO0/1B, BYKUTUX ISl OLIIHKK €(DEKTUBHOCTI Tepamii; SKII0
Teparnis He MOJErIye CHMIITOMU 3aXBOPIOBaHHS.

Bubip nikapcekoro 3aco0y:

1. ko mamieHT BiANOBIAAE KPUTEPISIM MOYATKY Tepallii, TO Iepiia JiHig BUOOpY

mae 0yt O3T.

2. CPT 3 MirnycTtaToM MOBMHHA OyTH PO3TJISIHYTA 71 Malli€HTIB 3 XBopoOoto [orre
1 Tumy, siki He MOXKYTbh a00 He OaxaroTb oTpumyBatu O3T, a came:
- PLAKI BUNAAKHU TSDKKUX aJIEpriyHUX peakiiiii abo MiIBUIIEHOI YyTJIMBOCTI

no O3T;

- HEMOXJIUBICTh HiI[TpI/IMaHHH BHyTpiIJ_IHBOBeHHOFO AOCTYITY (BKJIIO‘IB,IOIII/I

CTpax rOJIKM);

- TMAIi€HTH, K1 OTPUMYIOTh MakcuManbHi no3u P3T, onHak mpu HBOMY
MarTh HEJOCTATHIO KJITHIYHY BiJIIOB1/Ib;
- TMaIli€HTH, K1 He OaxaroTh a00 He MOXKYTh oTpuMaTu O3T 3a MeTUUHUMHU
noka3zaHHs a00 3 0COOMCTUX MPUYHH.

3. Mae O6yTu BpaxoBaHa BapTIiCTh Tepaii.

Hoza @3T

3aJIEKATh BI  TSIKKOCTI

3aXBOPIOBAHHS 1

IMPU3HAYAE€THCA

CIeliaicTOM, KWW Ma€ JIOCBiJ JIIKYBaHHS, OJHAK 3a3BHUYail BOHA He repeBuIrye 60

OJI/xr macu Tija KO>KHI 2 THXKHI.

Tabmums 3. 3BeneHa TabJIUIT TTOKA3aHb 0 TEpaIrii Ta OYIKyBaHOT BIAMOBIA1

[TokazanHs 10 Teparnii

OuikyBaHa BiJIIOBiIb

I'emorno6id <85% Bix HUKHBOI MEXI
HOPMH, IIIO BIJINTOBi/TAa€ BIKY Ta CTaTI.

[TinBumeHHs piBHA remorio0iny >110
/7 U1 KIHOK 1 miter 1 >120 v/ g
YOJIOBIKIB.

Kinbkicts TpoMOomuTi <50 x 10%/1 B
JBOX OKPEMUX 3pa3Kax;

a0o0 KpoBOTEUa, MOB'SI3aHa 3
TPOMOOIIUTOIICHIETO,

HE3aJIe)KHO BT KITBKOCT1 TPOMOOITUTIB.

[TinBuIIeHHS PiBHS TPOMOOITUTIB 10
PIBHS, JOCTaTHBOTO JJISI 3aIMO0IraHHs
CIIOHTAHHIM KPOBOTEYI.
Hopmamnizariist piBHS TPOMOOITUTIB Y
MMAII€HTIB 31 CIVIEHEKTOMIEIO.

V mari€HTiB 3 IHTAKTHOIO CEJIE3IHKOO
30UTBIIeHHS Y 1,5 Bil MOYaTKOBOTO
3HAYEHHS.

JIBa emi3oau TSHKKOTO 1HPAPKTY

3MeHIIeHHs po3Mipy cene3inku Ha 50%.

10
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CEJIE31HKH. [TonepemxeHHs: moaNbIINX 1HPAPKTIB
CEJIE31HKHU.

["ocTpi KICTKOB1 KpH3H. [TonepenxeHHs! KICTKOBUX KPH3.

Pentrenorpagiuni a6o MPT o3naku [ToxpaiieHHst mapaMeTpiB 300paskeHHS

MOYaTKy pYWHYBaHHS BeUKOTO cyrioba. | (MPT, kinbkicHa Bizyamizaiisi XIMI4YHOTO
3cyBY (quantitative chemical shift
imaging, QCSI), miHepaiabHa HIUIbHICTb
KICTKOBO1 TKQHUHH ).

CrioHTaHHI1 nepejiIoMu. HOHepeﬂ}KeHHH ImoJaJIbIInXx HepeHOMiB.

XpOHIUHUM OUTb Y KICTKaX. 3MeHIleHHs 000 Y KICTKaX.

Omepariist o 3aMiHi BEIMKOTo cyrinoba. | OnTumizallis XipypriyuHoro pe3yJjbTary.

3HavHe MopyIIeHHs PYHKIIIT MEeYIHKH. [TokpamieHnst GyHKIIIT TEYiHKH

CumnTomMaTHyHa TeNaTOCIUICHOMETTisl. | SMEHIIIEHHS po3Mipy cesie3iHnku Ha 50%.
3MeHIeHHs po3Mipy nedinka Ha 30%.

[Tporpecyroue 3aXBOPIOBaHHS JIETCHb [ToxpaliieHHs JIEr€HEBOT rimepTeH3ii.
BHACIIIJIOK XBopoou [ ore. [ToxpareHHs: OKCUTEeHaIii.
3BOPOTHII pO3BUTOK
renaTonyJIbMOHAJIBHOTO CHHAPOMY.

3aTpuMKa PO3BUTKY Y JITEH. [ToBepHEHHSI 10 HOPMAJILHOTO Jiala30Hy
napamMeTpiB PO3BUTKY.

Jlokasu mporpecyBaHHsI CHMITOMIB, SIK Y | [TokpallieHHs 1IUX mapaMeTpiB K
JIOpOCAUX, TaKk 1 y JiTed, 110 | BU3HAYECHO BUIIIE.
3aXBOPIOBAHHS CTaHE TSHKKUM MPOTATOM
KUTBKOX POKIB.

3. IleperasinyTi pekoMeHaamii moa0 JiKyBaHHA xBopoou I'ome y aireit, 2013
p. (Revised recommendations for the treatment of Gaucher disease in children. Kaplan
P, et al.Eur J Pediatr 2013;172:447-458)4.
Pexomenmamii MTiATOTOBICHI TPYMOK MDKHAPOJHUX EKCIEpPTIB 3 BEACHHS
MarienTiB 3 XxBopoboro [orme.
@3T npexacraBieHa alrIIOLUEPa30l0 — [IIOKOLIEPeOPO3U1a3010 JIIOJAWHH, SKa
ctasia goctymHoto B 1991 p., 71 pekOMOIHAHTHUM HACTYIMHUKOM, IMITJIOIEPA30Io,

14 https://www.researchgate.net/publication/228444996_Revised_recommendations_for_the_management_of _Gaucher_disease_in_children
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noctynHoi 3 1994  poky. AnbTepHaTUBHOIO  (QOPMOIO  PEKOMOIHAHTHOT
TIIIOKOLIepeOpo3uIa3u JIIOANHY € Besaritoiepasa ainbga, sika crana JocTynHow y 2010
pori. Tperss pexoMmOiHaHTHa (opma rirokorepeOpo3nIasu, TaJirimlepaza aibda,
oTpuMaja CXBaJEHHS Bl YTNpPaBIIHHS 3 NMUTAaHb XapYOBUX MPOJYKTIB 1 JIKAPCHKUX
3aco6iB CHIA y tpaBHi 2012 poky.

ITokazanng o movatky ®3T y miteit 3 cumnTomamu (ogHe abo Oimbiie 3
HACTYIHOIO0):

JliarHOCTyBaHHSI CUMIITOMIB 3aXBOPIOBaHHS B MEPIIIi 1B TECATUIITTS )KUTTSL.

Tsoxka anemis (Hb <8 mr/mm).

Tsixka Tpom6oruToneHis (<60 000 kiTHH/MIT).

Kinekicts neikonutie <3000 kiiThuH/MII.

CumnroMaTuyHe 3aXBOPIOBAHHS KICTOK (MONEpe/HI KICTKOBUH Kpu3 abo
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBaHHS KICTOK (MOX€E MPOTIKATH 0€3CUMIITOMHO).

3HMKEeHA MIBUIKICTh POCTY Ta/ab0 3aTpUMKa POCTY.

3aTpuMKa cTaTeBOro JI03pIBaHHS.

Bpat abo cectpa 3 TSKKHAM 3aXBOPIOBAaHHSM, 1110 ToTpedye D3T.

Bimomuii reHOTHI, 110 BUKJIMKAE TSHKKE 3aXBOPIOBAHHS (HAIPUKIIAM, HASBHICTH
myTaiii L444P a6o D409H).

3picT <5-r0 nepueHTuIs a0 3HAYHO 3HIKEHA IIBUJIKICTh POCTY.

7-TIOKa3HUK MIHEpaTbHOT IUTFHOCTI KICTKOBOI TKaHWUHU < 2,0.

O06'em cenesinku >2,0 nepepuirye Hopmy MN Ta 00'eM nedinku >2,0 iepeBUIIye
HOpMY.

Jo3y ®@3T cnix nmiabupaty IHAWBIAYaJIBHO BIJMOBIIHO A0 KIIHIYHOTO CTaHY Ta
MOJICKYJISIDHO-TEHETUYHUX  TOKAa3HWKIB  MalfieHTa. 3a MOXJIMBOCTI  JIiTH 3
3aXBOPIOBAHHSAM TSDKKOTO CTYIEHs MoBuHHI oTpumyBaT 60 OJI/kr Ha 2 TrxkHi. JiTam
13 3aXBOPIOBAHHAM CEPEAHBOTO CTYIEHS TsDKKOCT1 cirin otpumyBat 30 OJI/kr 1 axmio
11711 JTIKYBaHHS HE JOCSATHYTI, /1032 TOBUHHA OyTH 301IbIIIEHA.

AJnbTepHAaTHBHI METOJIM JIIKYBAHHS: MITJIYCTAT, SIKUM CXBAJCHUU IS JOPOCITUX
MAIiEHTIB 13 cuMnToMamMu xBopoOu [ome 1 Tumy 3 JEerkuM Ta CEepeiHIM CTyNeHEM
TSOKKOCTI, OJHAK HE CXBaJCHUM IS JIIKyBaHHS JiTeli 3 XxBopobOoro [ omre.
AnprepratuBHa Tepamis CPT - emirmyctatr TtapTpaT, cHOemiaJibHO TPHUTHIYYE
BUPOOJICHHS TIIFOKO3WIIIICPAMIy 1 OIIHIOETHCS B KIIHIYHHUX JOCHIKCHHSX 34 y4acTi
JopocauXx i3 xBopoOoro ['omie 1-ro Tumy.

4. HauioHaJbHMH MPOTOKOJ AiarHOCTHKH Ta JikyBanHs (PNDS) xBopoOu
I'ome. PedepenTHHMii HEeHTpP JIi30COMHHMX 3axXBOpHOBaHb, ®panuisa, 2015 p.
(Protocole National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Centre de
référence des maladies lysosomales, 2015)"°.

Le#t mpoTokon BimoOpaxae CyTTEBY CTPYKTYPY BEIEHHS MaIli€HTa 3 XBOPOOOTIO
l'ome.  TepameBTnuHe  BeIeHHS  marieHTa 3 xBopoborw  [ome €

15 https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_-_maladie_de_gaucher.pdf
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MYJIBTUJUCUUIIIIHAPHUM: HOTO KOOPJMHY€E MEIUYHUIN CHIELIATICT pa3oM 13 pedepeHc-
LEHTPOM JI30COMHMX a00 MeTa0OJIIUHMX 3aXBOpPIOBaHb. B naHuil yac iCHyIOTh JBa
cnenu@iyHi TepaneBTUYH1 MeToau BeaeHHs xBopoou ['ome: ®3T ta CPT.

@®3T: nBa pekoMOIHAHTHUX (DEPMEHTH KOMIIEHCYIOTh 3HI>KEHHSI (DEpMEHTATUBHOL
aKTUBHOCTI IIIOKOLEepeOpo3uaa3u: IMirmmoonepasa 1 Benarmonepaza. CraHom Ha
rpyaeHb 2015 p. obunBa Oynu J103BOJICHI JUIsi MpHU3HAYEHHS pedepeHC-IEHTPOM
JT30cOMHUX  ab0  MeTaOONYHHUX  3aXBOPIOBaHb, fAKI  BBOASATh  IILISIXOM
BHYTPIIIHBOBEHHOI 1H(Y31i KOKHI JBa THXKHI a00 B yMOBaXx JICHHOTO CTallloHapy, abo
BIOMa (micis MpUHAWMHI TphoX 1H(QY31H Mg HArASAOM JIKaps), 3aJeXKHO Bl
nobaxxanb marieHTa. KpiM Jierkux peakifid (moYaTKoBI TSXKKI aJeprivyHi peakiii €
BUHSTKOBUMH), TIOB’s3aHUX 3 1HQY31€10, K1 3’ SBISIOTHCS MEPEBAXKHO MPOTITOM
HepIIOTro POKY, JiKyBaHHs nmepeHocuThes noope. @3T € mpenaparaMu nepioi TiHii s
JikyBaHHs XxBopoOu ['omie Tuny 1 y 1opociux 1 €JMHUM crieu194HUM JIIKYBAHHIM TS
neAlaTpuyHUX NalieHTiB 13 xBopoOow ['ome tunmy 1 abo tunmy 3. O3T € eguHum
PEKOMEHI0BaHUM 3aCcO00M JIIKYBaHHS IIiJl 4aC BariTHOCTI Ta TOAyBaHHS TPYIJIO.
EdekTuBHICTD 1 IEPEHOCUMICTH IBOX MOJIEKYJ, 1ocTynHuX y dpanilii, eKBiBaJeHTHI.

CPT: nBa mpemapaTu [iI0Th Ha 3HIDKEHHS CyOCTpaTy HUIAXOM IHT10yBaHHS
TIFOKO3WIIIIEPAMIJICHHTA3H 32 JOMOMOTOI PI3HUX MEXaHI3MIB: ENIrycTaT, aHajor
Hepaminy Ta MIrIycTaT, aHanor D-rimioko3u, QyHKIIS NPUTHIYEHHS SKOTO € MEHII
cnenuivyHOI0 Ta MEHII MOTYykHa. OOUIBa MPUIMAIOTHCS BCEPEIUHY.

Kpumepii noxazans 011 cneyughiunozo 1iky8anHs y 00poCiux.

[Towatox  mikyBanHs  xBopobm  lome  Mae  OyTd  TIATBEPIKEHO
MDKIMCHUIUIIHAPHOID ~ KOMAaHJOI0,  NPHUHAWMHI,  eKCIepTaMH  BU3HAYEHOTO
pedepeHTHOro MEeHTpYy Ta, OaxkaHo, I Yac TPOBEACHHS MDKIUCIMUIUIIHAPHOT
koHcynbTallii KomiteTom 3 ominku ikyBaHHs xBopoou ["ome (Comité d’Evaluation du
Traitement de la maladie de Gaucher, CETG). Jlnsg Oyab-sKoro marfi€HTa, sSIKHi He
BIJINTOB1JIa€ BUINE3a3HAYCHUM KPUTEPisiM (OCOOJIMBO y BHUITAJIKy MOTIPIIEHHS SKOCTI
YKUTTS, TIOB’sI3aHOTO 3 XBOpoOoro ["o111e), TepaneBTHYHE pillleHHS Ma€ 0OTOBOPIOBATHCS
B KOXKHOMY OKPEMOMY BHNAJKy Ha MYJIbTHIUCIHUIUTIHAPHIA OCHOBI (3 3aJIy4eHHSIM
Komirery 3 omiHku jikyBaHHS xBopoOu ['omie). ¥V pasi BiACYTHOCTI crenudigHOTO
JIKyBaHHS IIAIIEHTy HEOOXITHO MPOBOAUTH CHCTEMATHYHUHN KIIIHIKO-010JIOTIYHUM
MOHITOpUHT cTany. Y 2015 pomi 40% nopociux Maimi€HTiB, SKi CHOCTEpITalucsa y
®paHi11ii, He OTPUMYBAJH JIKyBaHHA. TpHUBae JIKyBaHHS MOKA3aHO JTOPOCIUM 1 AITSIM
3 xBopoboto [T'ome 1 Tumy (iMmirdroniepasa Ta Belaripoiepasa) Ta 3 THILY
(imirmroniepasa). lle mikyBanHs mepmioi JdiHii. 3riAHO 3 JITEpaTypHUMH JTaHUMH,
e(eKTHBHICTH 1 IEPEHOCUMICTh IMITITIONIEpasy Ta Benarmonepasu noaioni (Weinreb et
al, 2013; Zimran et al, 2015).

Crnemudivne nikyBanHas xBopoou ['omie Ty 1 mokaszaHo, SKIIO iCHY€e 0JIUH a00
OinbIe 3 HACTYMTHUX KPUTEPIiB (Y TOPOCIUX):
- CUMOTOMATHYHA TPOMOOLUTONEHIs abo KinbKicTh TpoMGouutis < 50x10%/n. V pasi
TPOMOOILIMTONEHIT IK €JUHOTO KPUTEPIO J0 3aCTOCYBaHHS CIEUU(PIYHOTO JIIKYBaHHS,
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MOKA3aHHS 3aJIMIIAETHCS BIAMOBIATBHUM: CHPAB/I, €IMHA KOHKPETHA PEKOMEHAALIIS
moxo xBopobu I'ome (<60x10°/71) He BMIPABIOBYETHCSA PU3MKOM IEMOpATii, aje
0a3yeThCs HA TaHUX MDKHAPOAHOTO peecTpy (Stirnemann et al., 2012). Ileit mopir He
BimoBigae 3Bu9aitnum moporam pusuky: 50x10°/1 y saransHiii xipyprii, 80x10°/1 npu
emigypanbHiii i 100x10°/n y meifpoxipyprii. Ile, HMOBIpHO, MHOSCHIOE, HYOMY
peKOMeH a1l BIAPI3HAIOTHCS BiJl KpaiHU A0 KpaiHU. Y (PpaHIy3bKOMY pEeeCTpi CEpeIHs
KUIBKICTH TPOMOOITUTIB 10 JIIKYBaHHS CTaHOBUJIA 76x10°/1. KomiTeT 3 OIlIHKH
JiKyBaHHs XBopoOu ['o1ie peKoMeH 1y€e T1KyBaHHS CUMIITOMATUYHOT TPOMOOLIMTOIIEH11
<50x10°/m i BimcyTHicTh JiKyBaHHsS mpu piBHi TpomOGoumTiB Buine 100x10°/1 3a
BigcyTHOCTI 03Hak KpoBoreui. Bim 50 go 100x10°/1, mpusHaueHHs BU3HAYACTHCH B
KO’)KHOMY OKPEMOMY BHUMAJIKY MYJIbTUANCIHUILTIHAPHOIO KOMaH/IOIO.

- CumntomaTi4Ha aHeMist Ta/abo piBeHb remorio0iny < 10 r/a.

- CuMnTOMaTHYHA TemaToMerais Ta/abo CryieHOMeralis.

- KniniuHo cumnTomMaTuyHe ypaskeHHS KICTOK (KICTKOB1 KpU3H, OCTEOHEKPO3, IHPAPKT
KICTOK, TIATOJIOT1YH1 TIEPETIOMH ).

- PeHTrenonoriune ypaxeHHsl KiCTOK:

* THdapKT, OCTCOHEKPO3, MATOJIOTIYHUN TMEPesIoM, JITHYHI ypaXKCHHS, BUTOHYCHHS
KOPH.

* Octeomnopo3 (T abo Z 6amu < -2,5) («T» 6an — BiAHOIICHHS JAaHUX MAIliEHTa J0
CEPEeIHbOCTATUCTUYHOTO MTOKa3HUKA. Y HOPMI 3HaYEHHS KOJIMBA€EThCS 3 +2 10 -0,9. «Z»
0aJ ToKa3ye BIMOBIIHICT JaHUX MAIliEHTa 1 HOPMAIbHUX MMOKA3HHUKIB B KOHKPETHIN
CTaTeBiM 1 BIKOBOT Ipyri).

- YpaxxeHHs IHIIMX OpraHiB (IHTEPCTHIliaJibHa XBOpoOa JjereHiB, ¢iOpo3 MEUiHKH,
ypakeHHsS cepllsl a0o Oyab-siKe 1HIIE ypakKeHHS BHYTPIIIHIX OpraHiB), MOB’s3aHE 3
xBOpoOoto ["omre (Imiciiss BUKIIOYEHHS 0y 1b-SAKO1 1HIIIOT €T10J10T11).

Ho3yBanHss Ta cnoci®6 3acrocyBanHss ®3T y nmopociaux: pexoMeHAOBaHa
nmoyaTkoBa mgo3a craHoBuTh 60 OJI/kr Macu Tima KoxHI 14 JHIB IUISXOM
BHYTPIITHLOBEHHOT 1H( Y311 IPOTIATOM IOHAWMEHIIIE OJTHI€T TOTUHHU.

TutpyBaHHS 103U Ta iIHTEPBAJI MK JO3YBaHHAMU: OYJIH 3aITPOTIOHOBAH1 JI03H Bij
30 o 45 OJl/kr xoHi 2 THXH1, 0COOTUBO IS MaiieHTiB 6e3 ypaxeHHs Kictok (Hollak
et al., 2007). Konu TepaneBTuyHi 11111 OyIM JOCATHYTI Ta CTAOUIBbHI MPOTITOM KUTBKOX
POKiB, nesiki ¢axisiii mpononyoTs 3MeHImmTH 103y O3T (Kishnani et al, 2009). byab-
AKIW 3MiHI 03U TIEpey€e OLIHKA 3aXBOPIOBAHHS 1 CYIIPOBOIKYETHCS IIIOKBAPTAIHHIM
MOHITOPUHTOM TPOTATOM | poKy (KIiHIYHE OOCTEKCHHSI, BU3HAYEHHS O10JIOT1YHHUX
MapKepiB; Bi3yaiizailis, KO0 HeoOXigHO, yepe3 6 micsaiiB ta/abo 1 pik). Y meskux
JTOPOCIUX TAIlIEHTIB 31 CTaOUTBHMM 3aXBOPIOBAHHSAM 3a JAaHUMH KJIIHIYHOTO 1
010J710TIYHOTO MOHITOPUHTY MOXJIUBUHU iHTepBan iH(Dy3iit koxHi 3 abo 4 TmwkHi (Fost
and al, 2007; Kishnani et al, 2009; Hollak et al., 2007).

[To61uni peakii (ITP). JlikyBaHHS, SIK TpaBUIIO0, MEPEHOCUTRCS 100pe. Haitbimbim
cepitosanmu [IP €: peakmii TimepyyTaWBOCTI, BHHATKOBUN aHa(IIaKTUYHUNA IIIOK.
Haiinomupenimumu 1P (>10%) €: ronoBHuUii 011k, 3a11aMOPOYEHHS, aPTPAIITis, OUIb y

14



Iviznoyepaza ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 01.09.2022

CIIMHI, peakilii, moB’s3aHl 3 iH(]Y31€l0 (acTeHis, Tapsyka, TIMOTOHISA, apTepiaibHa
rinepTeHsisi, HyAO0Ta, TaxlKapAis, BUCHUIIAHHS, KPONUB SHKA). MOXyTb 3 ABIATUCS
aHTUTLIA 70 IMITJoNepa3u Ta Benarironepasu (5-15% BunaakiB), aje BOHH HE
HEUTPaNI3YyIOTh; iX JOCHIIKEHHSA OUIbIIE HE PEKOMEHAYETHCS, BOHO 3aJIMILAETHCS
PEKOMEHJIOBaHUM Ha TMOCTIMHIM OCHOBI y pa3l MposiBy(iB) IMyHOAJIEpriuHOro(ux)
xapakTepy abo HeeekTUBHOCTI JiKkyBaHHsS. [Ipumitka: icHye tpetuit JI3 3 ®3T,
MpPU3HAYEHUHN JIMIIE NI JAOPOCIUX MaLIe€HTIB 13 XBopoOorw [omre: Tamirmrouepasa
anbda. Bin He mponaerbes y Opaniiii, ane 3apeectpoBanuii y CHIA.

Inwi mepanesmuuni 3axoou. CIJICHEKTOMIs Hapa)ka€ Ha TEBHI YCKJIaJHEHHS,
TOMY OUIbIIIe HE PEKOMEHIYEThCS (KPIM OCOOIMBUX BUIIAJIKIB).

TpancruianTalis KICTKOBOTO MO3KY MOKe OyTH OOrOBOpEHa Y BUIAJIKY XBOPOOU
[Nomre 3 Tuny y aiTe.

Heo06x11H0 BXXHUTH BCIX CUMIITOMATUYHUX (aHAJIBI'€THUKHU Ta 1H.), OPTONECAUIHUX,
peabuTITAIMHUX 3aXO/IB Ta 3aXO/AIB Tepamii y pa3il 1HBaJIiAHOCTi, HEOOXITHUX MJIs
naiieHTiB. [lamienTaM Moxe OyTH 3amponoHOBaHA HaIlllOHAJbHA TEparieBTUYHA
nporpaMa HaBYaHHS MAIlI€EHTIB, MPUCBAYEHA XBOpoOi ['ome. MeauyuHi npaiiBHUKA Ta
naiieHTH MOBUHHI OyTH MpoiH(OpMOBaH1 PO ICHYBAaHHA acoIlialliid MaIl€HTIB Yepe3
JOBIZIKOB1 IIEHTPH, BeO-caliTu yctaHoB Ta Orphanet.

Monimopune. MeToan CHOCTEPEKEHHSI TMOEAHYIOTH KIIIHIYHE OOCTEXKECHHS,
OIIHKY OloMapKepiB 3aXBOPIOBAHHS OJIMH-JIBA Pa3d Ha PiK, KOJHM IUT JOCITHYTI, 1
Biyanmizaiii (MPT BicuepanbHUX 1 KICTOK, TEHCUTOMETPIs KICTOK) KOXHI 2-4 POKH.
Mix BiIBIAyBaHHSMH CIEIlIaicTa JIKap 3arajibHOI MPAKTHUKH Pa3oM 31 CHEIialicTOM
a00 JikapeM pedepeHTHOTO LIEHTPY IPU3HAYAE TEePaIlil0 IHTEPKYPEHTHOI MaTOJIOT1i.

5. XBopo6a TI'ome - pexomeHaamii OA0 AIArHOCTHKH, JIKYBAaHHSI Ta
MoHniTopuHry, [loabma, 2017 pik (Piotr Hasinski et al. Choroba Gauchera — zalecenia
dotyczace rozpoznawania, leczenia 1 monitorowania, Acta Haematologica Polonica,
Volume 48, Issue 4, 2017, P.222-261)'¢ .

Jlani pexomeHpalii € TepIIMM TOBHHUM JTOKYMEHTOM II0J0 JiarHOCTHKH,
JiKyBaHHS Ta MOHITOPUHTY XBopoOu ['omie y Ilombmri.

B nmanuit yac ocHOBHUM TepaneBTHYHUM ImiaxogoM € D3T, mo BKIOYae
BHYTPIIIHbOBEHHE BBEJICHHS PEKOMOIHAHTHOT ITroKoriepedpo3uaasu. [pemapatu ®3T
BBOJISITh y BUTJIAJII TIOBUIBHOI BHYTPIIIHBOBEHHOI 1H(Y31i KOXKHI 2 THXKHI MPOTATOM
YChOTO KHUTTS TaIi€HTa. 3aCTOCOBYIOTh A03u 15—60 OJI/kr macu Tia 3aJIe)KHO Bif
TSKKOCTI 3aXBOPIOBaHHS, BIKY MaIfi€HTa (BUIA Y IiTeH) Ta KJIIHIYHOT BIAMOBIA1 (HIDKYI
IATPUMYIOUi JT03H).

VY Ginbmocti BunaakiB @3T abcomroTHO OGe3reyHa i uIe BKpai piiko BUKIUKAE
no6iuni edextu. [Ipubmmzno y 15% Ttux, xT0 mpuiiMaB imirmornepasy (mani 1134
naifieHTiB) i MmeHIe 1% Tux, XTo MpuiiMaB Benarironepasy aibda (nani 289 maiieHTiB),
yTBOproBaiuch antutina IgG. Jlyxe pigko aHTHTLIA [0 iMirdronepasu  abo
BeJIarIonepasn anb(a MOB’S3aHl 31 3HUKEHHSM KIIHIYHOI e(pEeKTUBHOCTI. 3BifCU

16 https://doi.org/10.1016/j.achaem.2017.10.001
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BHUCHOBOK, IO iX BU3HAYEHHS CIiJ MPOBOJUTH HE PYTUHHO, a JIMIIE B OKPEMHUX
CUTyallisIX MNpU MNPUHHATTI pIIIEHHS MNpo 30UIbIIEHHS J03U a00 BU3HAYEHHS
HEJI0CTaTHHOI €(hDEKTUBHOCTI JIIKYBaHHS.

AJITOPUTM JIIKYyBaHHS

[TamienTn 3 xBopoOoro ['ome 1, 3 TumiB, sKi BiANOBIAAIOTH BU3HAYCHUM
KpUTEPIsIM, OTPUMYIOTH JIIKYBaHHS 3a pPAaXyHOK JEp>KaBHUX KOILITIB Yy paMKax
BIJIMOBIJHUX TepaneBTUUHUX mporpaMm. Y Ilonblil JIKyBaHHS —IMITVIIOLEPA30I0
KOMIICHCYEThCSl TAIll€EHTaM 13 3axBOproBaHHsAM | Ta 3 Tumy, a y BHUMNAJAKY
Benarimonepas anbpa — npu xBopoOi [ome 1 Ttumy. JlikyBaHHsS mMaIli€HTIB 3
06e3cuMnToMHUM Tiepedbirom xBopodbu ['ome y Tlodbiii He BIAIIKOJOBYETHCS.
Kpurepiem mnpuitnataocti @3T € BiacyTHICTh a00 3HaYHUN JeIUUT aKTUBHOCTI
rioKonepedpo3naazn B Jedkonurax abo (idpobnactax MIKIpH, MIATBEPIKEHUN
MOJIEKYJIIPHUM TE€CTYBaHHSM.

Eranu gikyBanust xgopoou I'omre 1 Tumy:

Kpoxk nepwuii - npogecmu oyinky 3ax60pio8aHHus

OckiTbKM KJIIHIYHA KapTUHA XBOpoOu ['oiie Moke BIIPI3ZHATHCS, TEparis Mae
nidupaTucs HAMBIAYAJIbHO 3 YpaxyBaHHSM MOTpeO KOKHOTO MallieHTa, Oepydu 10
yBaru Taki (akTopu, SK TSHKKICTH 1 MIBUAKICTH MPOTPECYBAHHS 3aXBOPIOBaHHS a0o0
BIUIMB Ha SIKICTh KUTTA manieHTa. [lepen mpuilHATTAM pIlIEHHS MPO TEpariio CIif
OILIIHUTH CTaJli10 3axBoproBaHHs. [ Takoi ominku nepen noyatkoM 3T y mopocnux
3 xBopoOow [ome 1 THUIMy BHUKOPUCTOBYETHCA CHUCTEMa OI[IHKA TSKKOCTI
3axBoproBaHHs (Disease Severity Scoring System, DS3), y mite#t (Pediatric Gaucher
Severity Scoring System, PGS3). JlaHi cucTeMu OIIHKK TaKOX BHKOPUCTOBYIOTHCSA 1
JUTISL KOHTPOJIIO €(heKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - scmanosumu 8i0no6ioni mepanesmuyni yini

OCHOBHMMH IUISIMU JTIKYBaHHSI XBOpoOuW ['omie € yCyHeHHS CUMITOMIB abo
MOKPAIIEHHS KOHTPOJIO HaJl HUMHU, OOMEXKEHHS PO3BUTKY CYIYTHIX HE3BOPOTHUX
YCKJIaJHEHb, 3arajibHe ITOKpAIleHHS CTaHy 3J0pOB’sS Ta SIKOCTI JKUTTS TAIli€HTIB.
BaxnmBoio TepanmeBTUYHOIO METOI0 Yy JiTeld € 3a0e3neueHHs iX MNPaBUILHOTO
MICUXOCOMAaTUYHOT'O PO3BUTKY.

Kpox mpemiii - eubpamu npasunvry mepanito

Kiminivyai curyarii, mo BuUMaramTh HeraiiHoro mnodatky 3T, BKIIOUYAIOTH:
KIIHIYHO 3HAYylla TPOMOOIMTONEHIA abo aHeMmis, Mporpecyrde 30UTbIICHHS
CeNe3iHKM a00 MEUYiHKH, YPaKeHHS KICTKOBOI CHCTEMH, MOPYIICHHS POCTY/HU3bKHUI
3pICT, 3aTPUMKA CTAaTEBOTO JA03piBaHHS, ypa)KEHHS JIET€Hb, CTUICHEKTOMISI B aHaAMHE31,
nopymieHds: (GyHKIiOHyBaHHA ((Pi3UYHOTO Ta SIKOCTI KHUTTS), OyAb-sIKi CUMITOMH
3aXBOPIOBaHHS y OTUTUHU. [Ipy MpUNHATTI pilIEeHHS OpO T€, YU MOYMHATU TEpaIiio y
JITeH, CIiJi BUKOPUCTOBYBATH CYBOPIIIl KPUTEpii, OCKUIbKH MPOTPECyBaHHS
3aXBOPIOBAHHS B I[il BIKOBIM TpyIi MOXe OyTH JyK€ HIBHIKHM, a Tepelir OuTbIn
CEPUO3HHUM, HIXK Y TOPOCITHX.
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VY mnanieHTiB 13 xBopoOoto I'omie 1 Tumy 3 JIETKMM Ta CEpelHIM CTyNEHEM
TSKKOCTI MOKHa pPO3TJsiHYyTH 3actocyBaHHs CPT: Mirmycrar y maiieHTiB, sIKI He
MOXYTh a00 He OaxkaroTh npuitmatu ®3T, abo eniriycTaT K NepLIMd Mpenapar y
Teparii ado SK IpOoJOBXKEHHs Tepartii micis 3akiHueHHss O3T.

Kpok uemeepmuii - éusnauumu npasuivHy 003y

Busnauenns npaBunbHoi 1031 @3T mae BupimanbHe 3HaAYEHHS AJI1 KOHTPOJIIO
CUMIITOMIB XBOpOoOU Ta 3ano0iranHs yckiaagHeHb. Tepamnio @3T noBuHEH IpOBOIUTH
JiKap, IKU| Mae JOCB1J JTIKyBaHHS NallEHTIB 13 XBopoOoro [ o1ie, a 1031 NOBUHHI OyTH
1HAUBINYaIi30BaH1 I KOXKHOTO MAaI[i€HTa HAa OCHOBI OIIHKU KJIIHIYHUX CUMIITOMIB.
[Ticns qocsirHEHHS MaKCUMAJTBHOI I03H 32 BIZICYTHOCTI €()eKTUBHOCTI JIIKYBaHHS Uyepes
12 wmicamiB Tepamii caif PO3TJISHYTH NHUTAaHHS PO TMPUIUHCHHS 3aCTOCYBaHHS
JIKapChKOro 3aco0y.

6. JliarnocTuka Ta JgikyBaHHa xBopoOu I'ome B IHaii - KoOHceHCyCHI
pexomenaauii Pooouoi rpynu 3 xsopoou I'ome ToBapucta InaiiicbKkoi akaaemil
Meau4HOI reHeTuku Ta IHaiiicbkoi akaaemii memiaTpii, 2018 p. (Diagnosis and
management of Gaucher disease in India - consensus guidelines of the Gaucher Disease
Task Force of the Society for Indian Academy of Medical Genetics and the Indian
Academy of Pediatrics. Indian Pediatr. 2018 02 15;55(2):143-153. PubMed:
PM29503270)"".

®3T pexomOiHAaHTHHM (EPMEHTOM IMIIJIIONIEpa3o cxBajieHa B I[HmIT 1
3aCTOCOBYETBCS JIJIs1 JIIKYBaHHSI MAIIEHTIB 3 MATBEPHKEHUM J1arH030M XBopoou ['orre
-ro Tumy Ta BicUEpaJIbHUMH MPOSIBAMU TIPU 3-OMY THITI.

Kpurepii nnsa mouatky @3T:

®3T ciix po3moYrHATH BCIM MAlliEHTaM 3 OJIHUM a00 JeKUIbKOMa HaCTYITHUMU
CUMIITOMAMH:

3arpuMKa pO3BUTKY (3picT abo Bara MeEHIE 5-TO TMEPUEHTW IS BIKY IMicis
BUKJTFOUCHHS 1HIIUX TPUYWH).

CruteHorenaromMeraiis, 10 BUKJIMKAE MEXaHIYHHN AUCKOoM@opT abo iHpapkT
CEJIC31HKHU.

Baxka nuToneHis (mpuHaitMH1 OIITUTOTICH1):

- Temorno6in <8 mr/mi uepe3 xBopoOy ['omre, a He 3 IHIIUX TPUYNH;
- Tpom6omutu < 60000/MK1;
- Jlewikorutu < 3000/MMm3.

CumnroMaTHyH1 3aXBOPIOBaHHS KICTOK (OUTb y KICTKaX, KICTKOBUN KpH3) a0o
aKTUBHE 3aXBOPIOBAHHSA KICTOK (OCTEOIEHisA, MepeiaoMu, iHLIBTpaIlis KiCTKOBOTO
MO3KY, OCTEOHEKPO3).

[Tomepenus cruieHeKTOMisI (CTUICHEKTOMISI B aHaMHE31 SIK MapKep TSHKKOCTI
3aXBOPIOBAHHS Y TAKUX MAIlI€HTIB, K1 MAIOTh BUCOKUN PU3UK aBACKYISIPHOTO HEKPO3Y
1 OCTEOHEKPO3Y).

17 https://www.indianpediatrics.net/feb2018/143.pdf
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CuMnToMaTuyHe ypa)K€HHs JIeTeHb (IATBEp/KEHHS JIEr€HEeBOI TinepTeHs3ii 3a
nanumu 2D exokappaiorpagii abo 1H(UIBTPATUBHOTO 3axBOproBaHHs JjereHiB Ha KT
I'PYAHOI KJIIITUHH).

3acrocyBanHss ®P3T: O3T - moxuTTeEBa Teparisd, sKa BBOJUTHCA Yy BUIIISAL
BHYTpIIIHbOBEHHOI 1H(Y31i 1 pa3 Ha 14 guiB. CranmaptHa no3a ®3T Ha mouyatky
ctanoBUTh 60 OJ] Ha kr Macu Tua. SKIIO JOCTYMHICTH 0 JIKAPCHKOTO 3aco0y
oOMekeHa, MOXHa 3aCTOCOBYBATH mouyaTkoBy 103y 30 OJl nns agiteld 3 MEHIIOHO
Barolo, aje 703y CJij 30UTbIIyBaTH, SKIIO LIl JIKYBaHHS HE NOCATHYTO. Macy Tina
nalieHTa NepeBIpsAI0Th NPU KOKHIM OLIHIII Ta 1032 PETYIIOEThCS BIANOBIIHO 10 Macu
Tina. He pekoMmeHAyeThCcs MpeMeauKallisi 3 aHTUTICTaMIHHUMH/ )KapO3HUKYIOUUMHU
JTKapChKUMHM 3ac00aMH, SIKIIIO B aHAMHE31 HeMa€e peakilii, MoB’a3aHuX 3 1H(Y3i€l0.

OntumanbHa go3a ®3T moBuHHAa OyTH 1HAWBINYATBHOK IS TAIIEHTIB 1
3aJIEKUTH B1J MacH Tuia Ta Biamosial Ha D3T.

7. ini ynpasiinHg XxBopo0ow I'ome 1 Tumy: eKCHEepPTHHII KOHCEHCYC
€Bponeiicbkoi podovoi rpynu 3 xsopoou I'ome, 2018 p. (Management goals for type
I Gaucher disease: An expert consensus document from the European working group
on Gaucher disease, Blood Cells, Molecules, and Diseases Volume 68, February 2018,
P.203-208)"8.

B nane koHCEHCyCHE MOCHIKCHHS OyJM 3ampolleHi BCi WieHH C€BpONEHCchKOT
pobouoi rpymu 3 xBopoobu ['ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), namientu 3a y4dacti €Bponericbkoro anbsiHcy I'ome (European
Gaucher Alliance, EGA). Po6oTa Ta mociigyrode ¢popMyIrOBaHHS KOHCEHCYCHHUX 3asB
070 IiIel ympaBiiHHS XBopoOoro ['omie 1 Tumy mpoBoauiack 3 BUKOPUCTAHHIM
moaudikoBaHoi npouenypu Delphi 13 3anydennsm 25 uneHiB €Bponelicbkoi po6odoi
rpynu 3 xBopoou 'ome (EWGGD), nikapis, ski MaloTh JOCBIA JTIIKyBaHHS MAIlIEHTIB 3
xBopo6Ooro ['omie I Tuny (Bix 2 1o 600 xBopux Ha KoKHOTO (axiBIl) 3 16 KkpaiH CBITY
ta 17 marieHTiB 3 XBopoOoto ["omre.

B noxymeHTi mpeacTaBiieHi KOPOTKOCTPOKOBI Ta IOBFOCTPOKOBI ITiT1 JIIKYBaHHS,
mo nos’s3ani 3 O®3T/CPT Ta 3arambHi 1t JikyBaHHs xBopoOou [ome 1 Tumy.
PexoMennanii moa0 MOYAaTKy JiKyBaHHS, METOAY JIIKYBaHHsS, JO3M Ta 4YacTOTa
BBEJICHHS BUUIILIN 32 PAMKH IIOTO JTOCIIKEHHSI.

JlonatkoBo micis orpuManus jaucta yrouHeHHss MO3 Ykpainu Big 26.04.2022 Ne
25-01/9331/2-22 ©OyB mNpOBEICHHWA JOJATKOBHH TIOMIYK JIOKA30BHUX JaHUX Ta
iHbopMaIlli MOA0 MOKIMBOCTI MepeBeleHHsl 3 IMITIIONEepa3d Ha TalITIoIepasy
anbda abo Bemarmronepasy anbha JOpOCIUX MAII€HTIB Ta AiTel 3 xBopoboro ['ome 1
TUITY, 32 PE3YyJIbTATMH SKOTO 3HAMICH] HACTYITHI MI>KHAPOTHI MyOITiKarii

18https://reader.elsevier.com/reader/sd/pii/S1079979616301917?token=D609B 16694345CD547F4AF3377602BE3C46A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90AD8320543812C&originRegion=eu-west-1&originCreation=20220317095005
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IIporpama “Jliku, mo pATYIOTH KUTTA” — xBopoda I'ome (Tum 1) —
pexomenaauii lemapraMmeHTy oxoponu 310poB'ss ABcrpadii, 2018 pik (Life Saving
Drugs Program — Gaucher disease (type 1) — Guidelines)'

[Ii pexomenpaiii MICTSITh 3arajbHi, IMOYaTKOBI Ta MOTOYHI BHUMOTH MO0
OTPUMAaHHS JOCTYMY /0 MEBHUX JIIKAPCHKUX 3aco0IB I JIKyBaHHS XBopoOu [ omie
(tum 1) y pamkax Iporpamu «Jliku, mo pATYrOTh XUTTs» (aaii - [Iporpama).

BuOip nikyBaHHS

Jlikapi MOKYyTb OJIATH 3aIIUT HA HAWOLIBII BIANOBIAHUI ITpenapar A JIIKYBaHHS
namieHta (iMiriroiepasa, Benarioiepasa anbda, Taiiriaonepasa aibha, MITIYCTaT).
VYci nauieHTy, K1 po3noyaiy NpuiioM mpenapary abo Nepeuiii Ha 1HIIUN nmpenapar
B pamkax [Iporpamu, MOBWHHI 3aJUIIATHCS HA TOMY CaMOMY Tperapari MPOTIroM
oHaMMeHIe 12 MICAIB, SKIIO HeMae 00’€KTMBHHUX KIIHIYHUX O3HAK ITOCTIMHOIrO
KJIIHIYHOTO MOTIPIIeHHs a00 3HaYHUX MOOTYHUX PeaKiii.

3aranbHi KBaiikaliiHi BUMOTH: MAaI[IEHT MMOBUHEH BIAMOBIJATH MOYATKOBUM 1
NOTOYHUM KPHUTEPISIM NPUHHATHOCTI, SIK JCTAJIbHO HABEACHO y JOKYMEHTI; OpaTu
y4acTh B OIIHII €()eKTUBHOCTI IPEmnapaTy MUISIXOM MEePIOANYHOT OLIHKH 3T1IHO 3 [IUMH
pexkoMeHaamisiMu, ab0 MaTu NPUHHATHY NPUYUHY HE OpaTdh ydacTi y MepioguyHii
OIIIHI[I; HE CTPAXKJATH BiJ OYJb-IKUX 1HIIUX 3aXBOPIOBAHb, BKIIOUAKOYHN YCKIIATHEHHS
ab6o wnHacmigku xBopobu [ome (tum 1), sKI MOXYThb MOCTaBUTH I 3arposy
e(eKTUBHICTh METUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BHUKIIOUEHHS: MaIlieHTH 3 OE€3CUMNTOMHHUM MepebiroM; MalieHTH 3
MOTEHIIMHO HE3PO3YMUIUMH JiarHO3aMU, TAKUMH SIK JiMpoMa X0 KKiHA; TALIEHTH 3
HEOOOPOTHUMHU YCKJIQJHCHHSMH XBOpoOuW ['oIie; maiieHTH 3 HasSBHICTIO IHIIOTO
HeOe3MeyHoro it AKUTTS a00 TSKKOTO 3aXBOPIOBAHHS, HA JTOBIOCTPOKOBHIA ITPOTHO3
SIKOTO HaBPSIJl UM BIUIMHE TEPallis; HasIBHICTH 1HIIIOTO 3aXBOPIOBAHHS, Bl SIKOT'O MOKHA
Oys0 6 OOTpYHTOBAHO OYIKYBaTH, IO II€ 3arPOXKY€E BIATIOBII1 Ha TEparito.

HiarHo3 xBopoO6u I'ome (tum 1) moBwHEH OYTH BCTAaHOBJICHUH MHIIAXOM
neMoHcTpallii cienudigHoro nediuTy akTHBHOCTI (PEpMEHTY TIIFOKOLIepeOpO3uIas3H B
JerKkonuTax abo KyJbTUBOBaHUX (iOpobiacTax mKipyu ado HaASBHOCTI MyTaIlii B reHi
TIIIOKOTIepeOpo3naa3u, sKa, SIK BIAOMO, TMPU3BOJIUTH JO CEPUO3HOTO AECPIIUTY
aKTUBHOCTI (DE€pPMEHTY B TKaHHWHAX abo JeHKoIMTax nepudepuaHoi Kposi.

[TowaTkoBi KpuTepii NPUHHATHOCTI: MAI[IEHT TOBUHEH BIANOBIAATH MPUHAKWMHI
OJTHOMY 3 HACTYIHUX KpUTEpiiB, MO0 MaTh MpaBO HA JIKYBaHHS IMITNIIOIEPA3010,
BEJIATIIIONEPA3010, TATITIIIONEPa30r0 200 MITITyCTaTOM:

CumnromatuyHa xBopoba ['omie (tum 1) 3 Oyab-9KuM 13 MPOSBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HIDKYE!

- YpaxeHHS KICTOK, IO OIHIOETRCS HA OCHOBI KJIIHIYHUX CHMIITOMIB,
oOctexxeHHs ckeneta Ta MPT.

- 'emaronoriuni ycknagHeHHs: TeMorsio0in <105 r/n mis xinok 1 < 115 r/m s
YOJIOBIKIB (IMpWHAIMHI 2 BHUMIPIOBaHHS 3 IHTEpBAJIOM Oumbie HDX | Micamb i

19 https://www.health.gov.au/resources/publications/lsdp-gaucher-guidelines

19



Iviznoyepaza ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 01.09.2022

BUKJTIOUYEHI1 1HII TPUYUHU, HATPUKIaA, 1ePIuT 3a1i3a); a00 KUIbKICTh TPOMOOITUTIB <
120 x 109/n npunaitmui 2 pa3u (3 iHTEpBaIoM Oubie 1 Micsiis).

- InyHkoBo-KUIIKOBI yckinagHeHHs: o0'em mnewinku (KT a6o MPT) y 1,25
nepeBuiiye HopMmy abo 06’em cene3inku (KT a6o MPT) y 5 pa3iB nepeBuiilye HOpMy.

[amienTH BikoM 10 16 pOKIB 13 CUMOTOMATHYHOIO XBOpoOOI0 [ o11e 3 Oyb-IKUMU
BIIMOBIAHUMU  (QI3UYHMMHM  O3HAKAMU  MOXYTh IPOXOJWUTU  JIIKYBaHHA 1O
MIATBEP/KEHHS TUITYy XBopoOu ['omie. PazoMm 13 3asBKot0 ciaiff HajaBaTu OQIidHUN
orJIsiT OTAIbMOJIOTA Ta 3BITH MPO CTaH PO3BUTKY HEPBOBOI CUCTEMH.

[locTiitHi KpuTepii NPUHUHATHOCTI: JIKYIOUMWA JIIKap MOBHHEH MOJaBaTH [0
JlemapTaMeHTy OXOpPOHH 310poB's ABcTpamii 70 1 TpaBHA MIOPOKY OKpemy (opmy
MOBTOPHOI 3asBKH, SKIO BiH Oaxkae, mo0 TAaIlieHT MPOJOBXKYBaB OTPUMYBATH
cyOcujiiiHe JiKyBaHHS B pamkax naHoi [Iporpamu. ®opma mOBTOpPHOI 3asBU Mae
OPOJEMOHCTPYBATH KJIIHIYHE MOKPAUIEHHS CTaHy MalieHTa abo cTaburi3aliio CTaHy
nali€HTa, a TaKoX MOBUHHI OyTH HaJaH1 JJOKa3u, IO MATBEPKYIOTh MOCTIMHE TPABO
Ha JTiKyBaHHS XxBopoOu ['ome (Turm 1).

CyOcuniliHe JIKyBaHHS MOE MPOJOBKYBATUCS, SIKIIO HE 3aCTOCOBYETHCS OJTHA
abo JeKinbKa 3 HACTYNMHHUX CHUTYallidi: HEJOTPHMAHHS HAJC)KHHUM YUHOM CXEMHU
JKyBaHHS; HEHaJJaHHS JaHUX, KOIIi pe3yJIbTaTiB TECTy Ta eNeKTpoHHoi Tabnuii Excel
naiieHTa 3 xBopo6oto ['omre (tum 1), mo cBig4aTh npo eheKTUBHICTH TEparii; Teparmis
HE TIOJIETIIYE CHUMMITOMU 3aXBOPIOBaHHS; PO3BUTOK O3HAK, IO Y3TOMKYIOTHCS 3
HelpoHoNaTH4HO (GopMoro xBopobu ['omie (omucToToHyc, cyaomu, OynbOapHa
TUuc(YHKITIA, TIOTIPIICHHS IHTENEKTyaldbHOiI (GYHKIT abo TOTIpIICHHS PYXOBUX
HABUYOK);, y TAIlieHTa € cepiio3Hl MmoOi4H1 peakilii, moB's3aHi 3 iHQY3i€w0, SKi
HEMOXJTMBO 3aM00Ir TH IIUISIXOM BIIIIOBIIHOT OTIEpEeIHBO1 Tepartii Ta/abo KOpUTyBaHHS
IBUIKOCTI 1H(Y311; y MaIjieHTa po3BUBAETHCS 1HIIE HEOS3MEUHE ISl )KUTTS 200 TSIKKE
3aXBOPIOBAaHHS, Ha JOBIOCTPOKOBHI MpPOTHO3 sIKOro HaBpsa uu BimuinHe DP3T; y
Nali€eHTa PO3BHUBAETHCA IHIIMA MEIWYHUMA CTaH, SKUH MOXKHA OOIPYHTOBAaHO
OYIKyBaTH, IO IMOCTAaBUTh ITiJ 3arpo3y peakiiro Ha D3T; ymoBH, 10 3a3HAYCHI Y
KPUTEPISIX BUKIIOUCHHS.

VY TIlporpami BiACYTHI KpuUTepii Ta yMOBU TIEPEBEJCHHS MAIlI€HTIB 3 OJHOTO
JikapceKoro 3aco0y Ha iHmmui (cepen npeacraBHukis O3 T).

VY 2018 poxy opranizauis PHARMAC, ska npuiiMae pillieHHs] MO0 MePETiKy
JTKapChKUX 3ac00iB, MEIWYHUX BUPOOIB, SKI OyayTh (IHAHCYBATUMYTHCA IS
JOCSTHEHHS HaWKpaluX pe3yJibTaTiB JUisl 370pOB’S 32 PAXyHOK HasBHOTO
¢dinancyBanus y Hoiit 3enanaii, omyOmikyBana pimeHHs 1010 3MiHU (HiHAHCYBaHHS
®3T nna nikyBanHsa xBopooOu ['ome 3 iMirmronepasu Ha Tajirionepasy anbda, ska 3 1
ceprast 2018 poky ctane equnuM (inancoBanum npeactaBHukoM O3T mis mikyBaHHS
xBopoOu ['omre micis 7-MicsIIHOTO EPEXiTHOTO TIEPIoy.

Jlo Ttamirmioniepasu anb(da 3aCTOCOBYBATUMYTHCS CIICIialibHI OOMEXKEHHS, SIKi
OyayTh OMIOHUMH O 0OMEKEHb, SIKI 3ACTOCOBYIOTHCS JI0 IMITITIOIIEPa3H, 32 BUHATKOM
TOTO, 10, AKIIO 1X CXBaJUTh €KCHepTHa rpymna Jikapis ['omie, Oyne 103BoJjieHa BUIllA

20



Iviznoyepaza ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 01.09.2022

MakcuMalibHa 103a (30 OJI/kr koxHi 1Ba THxHI1, puoan3Ho 60 OJl/kr/micsp), SIKIIO
e KIIHIYHO JOUUIBHO. SIKIIO MallleHT HE NEPEeHOCUTh HOBUW JIIKAPChKUW 3aci0d 3
kiiHiyHUX npuunH, PHARMAC posrasae 3asBKy Bl JiKapss Ha MPOBEICHHS
dapmaneBTuuHOT oOliHKKM oOKpeMoro marieHta (Named Patient Pharmaceutical
Assessment, NPPA) nns BiZHOBIEHHS 3aKyIliBJl IMITJIOLEpAa3H JIi OKPEMOIO
nalieHTa, TOTPUMYIOUUCh pekoMeHaaliil excreptiB ['pynu [Nome. Pexomennauii amns
JKapiB, K1 IPU3HAYAIOTH JIKAPChK1 3acO0U, NI NIATPUMKH 3MIHU Ha TaJITIIIOLEepasy
anbda OynyTh Hajani ['pymnoro ["ome (rpymna ekcnepTiB JIiKapiB), sSIK 1 peKOMeH AL 115
OKpPEMHUX TMAIIEHTIB IIOA0 3MIHM, 30UIBIICHHS JJ03yBaHHSA (SKIIO MOXJIMBO) Ta
MOHITOpUHTY, TakoX ['pymnoto [omie Bu3HauaTume A03y Ta KUIBKICTH (DJIAKOHIB,
JTI03BOJICHUX JIsI KOXKHOTO TMAIli€HTa, BUXOASYM 3 KJIIHIYHOI cUTyallii. Yci KIIiHIuHI
BIJOMOCTI Ta 03U NAaIlEHTIB NeperisaatoTbes mopiuno ['pymnoro [ome, nesxi
MEePETJISIAt0THCS KOXKHI IIICTh MICSITIB.

[Tomryk BTOPHMHHHUX JDKEpPET JIOKA30BHX JAHUX IOJIO MOPIBHSAIBHOT KIIHIYHOT
edeKTUBHOCTI Ta Oe3MeKH IMIToNepa3u il JiKyBaHHs xBopoOu [ome tumy 1y
Jopociux Ta JiTed mposeaeHuit y 6azax ganux PubMed, Prospero, The Cochrane
Library database, Trip Database.

KainiyHe mnuTaHHsi: BUBYUTH KJIIHIYHY €QEKTUBHICTh Ta Oe3nexy
IMIrTIONIepa3y ISl JIIKyBaHHs XBopoOu ['ome tumy 1 y 1opociux Ta JIiTeH, Kl paHiiie
HE OTPUMYBAJIH JIIKYBaHHS Ta SK1 paHilie oTpuMyBaiin JikyBaHHs O3T.

JocaipkyBana nmomyJisimisi - Opocii Ta AiTH 3 XBopoOoro ['ome 1 tumy, ski
paHile He OTPUMYBAJIH JIIKYBaHHS Ta K1 paHilie oTpuMyBaiu JikyBaHHs O3T.

JocaipkyBanuii JikapcbKuii 3acié — iMirmrorepasa.

Jlikapchki 3aco0uM moOpiBHAHHS - Benarmoonepasa aidbda, Taliriarolepasa
anbda.

OcHOBHI 10¢JiIKyBaHi pe3yJbTaTH — KUJIBKICTh TPOMOOITUTIB, KOHIICHTPAITIS
reMOTJIO0IHY, PO3MIpP CEJIe31HKH 1 MEeUYIHKH, KICTKOBUM O171b, KICTKOBI KpH3H, MOOIYH1
edexTu.

[Tomykx nmanux mpoBemeHo B 0Oazax ganux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku myOmikartiit 3 2010 p. — no 2022 p., mouryk
mitepatrypu OyB OOMEXKEHHM aHIJIOMOBHMMH CTaTTMH Ta TOBHOTEKCTOBUMH
nyOnikamisimu. KpuTtepii BKIIOYeHHSsI: CUCTEMAaTHYHI OTJISAM Ta/ab0 MeTa-aHali3|
pPaHAOMI30BaHUX KOHTPOJILOBAHUX JTOCITIIKEHb, TPOCTIEKTUBHUX Ta PETPOCTIEKTUBHUX
oOcepBalliiHUX JOCTIKEHb 3 BUBYCHHSIM €()EKTHUBHOCTI Ta OE3MEKH IMITIoNepa3u
MOPIBHIHO 3 BEJIATTIONEPa3010 ab(ha, TaTirIroIepa3oro anbda Iis TIKyBaHHS XBOPOOH
l'ome 1 Tuny. Kpurepii Buk/IOYeHHS: AOCTiHKCHHS (HapMaKOKIHETHKH Ta
dbapMakoIMHAMIKH, JOKJIIHIYHI JOCIIDKEHHS, PaHIOMI30BaHI Ta HEpaHIOMI30BaHI
JOCITIJDKCHHSI, BIICYTHICTh MPECTABICHUX PE3yJbTaTIB JOCTIIHKCHHS, JOCTIKCHHS,
oIryOJTiKOBaH1 He aHTichKko0 MOBOIO. KitouoBi ciioBa momyky: Gaucher disease,
Gaucher disease type 1, type 1 Gaucher, GD I, GD 1, Gaucher disease, noncerebral
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juvenile, glucocerebrosidase deficiency, acid beta-glucosidase deficiency, GBA
deficiency, imiglucerase, Cerezyme, velaglucerase, VPRIV, taliglucerase, Elelyso,
enzyme replacement therapy. 3actocoByBanuch ¢uibTpu: Meta-Analysis, Systematic
Review, full-text, English.

3a paHUMU 4YOTHPHOX 0a3 Oyino BusineHo 57 uurar. Ilicns BUKITIOUYEHHS
nyOnikaTiB, BUYUTKM 3arojIOBKIB Ta aOCTpaKTIB Ta NEPEeBIPKM BIANOBIIHOCTI
nyOJiKamiii BU3HAUYEHOMY KIIHIYHOMY MUTaHHIO JUIsl TOJAJbIIOrO aHaiizy OyB
oOpanwmii numre cucreMaTnunuii ornssn Shemesh E et al., 20157,

MeTor0  AaHOTO  CHCTEMaTHYHOTO  OMNISIY — PaHAOMI30BaHUX  Ta
KBa31paHJIOMI30BAaHUX KOHTPOJIBOBAHUX JOCHIKEHb (BKIIOYAIOYM  BIIKPUTHX
JOCTIDKEHB Ta MEPEXPECHUX MOCIiIHPKeHb) OYyJo y3aralbHEHHS HAsBHUX JTOCTYITHHX
JaHUX PaHIOMiI30BaHUX KOHTPOJIHOBAHUX JIOCIIIKEHB 1010 €PEKTUBHOCTI Ta O€3MeKH
@®3T Ta cybctpar-peaykiiitHoi tepanii (CPT) nns mikyBaHHS AOpOCIUX Ta AiTel 3
XBOp00o10 ['o111€ OYIB-SIKOTO CTYNEHS TSYKKOCTI 3aXBOPIOBAHHS.

HocmipkyBanachk kiiHIgHa epekTuBHICTh Ta Oe3neka 3T (Oynb-sKo0i 1031)
nopiBHsiHO 3 CPT (Oyab-sikoi qo3u); komOiHoBaHa Tepamniss CPT ta ®3T nmopiBHsHO 3
moHotepanieto O3T; O3T ado CPT, abo xombiHalis (y pi3HUX J103aX) TOPIBHIHO 3
BIJICYTHICTIO JIIKyBaHHS; MOPIBHSAHHS PI3HUX JiKapchkux 3aco0iB M3T mix co6o1o;
NOPIBHSHHS pi3HUX Jikapchkux 3aco0iB CPT. Jlata octannworo momyky B Peectpi
JOCIIJDKEHh  BPOJDKEHHWX TOMHJIOK MerabomisMy KokpeitHiBcbkoi Tpynu 3
MYKOBICITUI03Y Ta TCHETUYHUX po3faiB: 7 cepmHs 2014 p.

B nmanumit cucremarmunmii orjsn Oyno BkimrodeHo 6 KJI, ski BuUBUYanmu
edextuBHICT, Ta Oe3nmeky DP3T y marientiB 3 xBopoOor [ome (de Fost, 2007
(mopiBHsIHHS 1103 iMiraornepasn); Gonzalez, 2013 (mopiBHSHHS 703 BeJariroIepasu
anbda); Grabowski, 1995 (anrmionepaza vs imirmtonepasu); Kishnani, 2009
(imirmrorniepaza KOXKHI 2 THXKHI VS IMirjonepa3a KoxHi 4 TwkHai), Zimran, 2011b
(mopiBHSHHS 103 Tadirmonepasu anbda) Ta Ben Turkia 2013). JIume onne K/ Ben
Turkia, 2013 mopiBHIOBaJIO0 MDK CO000OI0 KIIIHIYHY €(QEeKTUBHICTh Ta Oe3IeKy
IMIrTIONIepa3u Ta Bejarmolepasu anbda (y rpymny iMirirorepasu O0yno BKIOYEeHO 17
MAIiEHTIB y TPYIy Benarmonepasu - 17 mamienTis. I3 34 namientiB 20 narienTis (59%)
MaJly TTOMEePEIHIO CIUICHEKTOMII0, a 9 (26%) Oynu JITbMH.

llepsunni kinyesi mouku egpekmugHocmi BKIIOYAIN YaCTOTY MOOIYHUX e(EKTiB,
KOHIIEHTpAIlis TeMOTTI001HY, KUTbKICTh TPOMOOITUTIB, pO3MIp MEUIHKH Ta CEJIC31HKU.
Bmopunni xinyesi mouxku eghekmusrnocmi: 3MiHa piBHS Oi0MapKepiB (XITOTPHO3UAA3H,
CCL18-PARC, anriorensun-nepetBoprotouoro ¢epmenty (AllD), piBHi KuCIOi
docdarazu, pesucteHTHOi g0 TapTpaty (Tartrate resistant acid phosphatase, TRAP)),
gacToTa OOJIF0 B KiCTKaX, YaCTOTA SIBUII KICTKOBOI KpH3u (TIOJii, MPU SIKWX BUHHUKAE
CWJIBHHM O17Th Yepe3 iHPapKT KiCTOK), MOKA3HUKHU HIUTBHOCTI KICTKH.

20Shemesh E et al. Enzyme replacement and substrate reduction therapy for Gaucher disease. Cochrane Database of Systematic Reviews 2015, Issue 3.
Art. No.: CD010324. DOI: 10.1002/14651858.CD010324.pub2
https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324 -sec-0042
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3 488 xmiHiyHuX nocnikeHpb (K/I), oTpumMaHux 3a 10NOMOIOI0 €JIEKTPOHHOTO
MOIIYKY, & BIAMOBIJAIM KpUTEPIIM BKIIOYEHHS Ta Oynu mpoananizoBadi (300
yuacHuKiB). B 6 KJI (234 yyactHuka) nopiBHioBanu pizHi npeacraBHUKU O3T (poku
nyomikamii  1995-2013 pp.), B SKUX TOPIBHIOBAIIM BeJariwolepasy anbda,
IMIrTIONIepasy, ariolepasy abo Tamiramnepasy ajibha Mk co00r0, a00 pi3Hi 103U YU
KpPaTHICTh BBEJIECHHSI OJHOTO JiKapchkoro 3aco0y. Jlume oane K Ben Turkia et al.,
2013 nopiBHIOBAJIO MK COOOI0 KIIIHIYHY €(EKTUBHICTh Ta O€3IEeKy IMITIoNepa3u Ta
BeJarironepasu anbda. Jlane 1ocaiKeHHs TPOXOAWIIO 3a y4acTl JOPOCIUX Ta JITeH 13
xBopo6oto ['ome tun 1, cepenHiil Bik naieHTIB y Tpymi iMirtouepasu 27 pokis (3-73),
29% marieHTIiB OyJau IITH; Y TPYIll BeJarjiolepasu cepeaHiid Bik cTaHOBHUB 36 POKiB
(7-60), 24% narieHTiB OyJIU JITH.

Bei KJI Oynu panzmomi3oBaHi, JuIlIe OJHA MyOiKalis Majida HU3BKUN pPU3HUK
ylepePKeHHsT 3a BCIMa OI[IHIOBAaHUMU MapameTpamu (paHioMmizallis, MPUXOBYBaHHS
O30Ty, 3aCHIIJICHHS, HETIOBHI JJaH1 ITPO PE3YJITATH Ta PO3MIP TOCHIJIKEHHS).

Yacrora nodiuHux edeKriB

B ycix 6 PKJI (n=234), sixi o1iiHIOBaJIK KJIiHIYHY e(hekTUBHICTH Ta 0e3nexy P3T,
NOBIIOMJIISIIIOCH TIpo 1o6O14H1 edektn. 3a nanumu KJI, B AKkoMy BHBYAIM KIIHIYHY
e(eKTUBHICTh Ta O€3MeKy IMIrTIolepa3u MOPIBHAHO 3 Belarironepas3oro anbda (Ben
Turkia, 2013), B y4acHMKIB, IKI OTpUMYBAJIM BeJarironepasy aibda, BUHUKIA TPU
cepito3Hux nMoOivyHuX eextu (asepriyauii nepmatut, nogopxkenuit aPTT 1, y nutunu
0e3 HeBPOJIOTIYHOTO aHAMHE3y, |5-XBUJIWHHHUN TeHepalli30BaHUM TOHIKO-KIOHIYHUN
Hamaj Bigpaszy micis iHQy3ii). Yci Oyau BU3HAHI SK Taki, IO HE IOB’s3aHI 3
nikyBaHHsAM. [TogiOHa yacToTa MOGIYHUX €(EKTiB, OB’ I3aHUX 3 IPUHOMOM IpernapaTry
(6upmIicTh TIOB’sA3aHUX 3 1HGY31€10), OyNa 3apeecTpoBaHa I JBOX JOCIHIIKYBaHUX
Jikapchkux 3aco0iB (8 3 17 yyacHHKIB y TpyIi Benarironepasu; 6 i3 17 ydacHUKIB y
rpyni imirmtonepasu). OAuH yYaCHUK TPYIU IMITIIIONEpa3d BIIKIMKAB 3ro/1y Ha y4acThb
y KJI yepe3 MHOXUHHI peakIlii Ha iH]Y3ifo.

Konuenrpauisi reMorjio0iny

VY votuprox K] BuBuanu nunamiky Hb B yuacHUKIB, AKi paHillie He OTPUMYBAIH
nmikyBaHHs, 1 y nBox KJ[ BuBuanm nunamiky Hb B ydyacHUKIB, SIKi OTpUMYBaJIH
nikyBaHHs. Cepell YYaCHHKIB, SIKI paHille He OTPUMYBAJIU JIKYBaHHS, KOHIICHTPAIlis
Hb 3poctama 3 1,62 r/mn mo 3,2 1/mn mpotarom 6—12-micsyHUX TIEpiOJiB
cnoctepexeHHs. He Oyio BUsBIIEHO CyTTEBOI pi3HUII MiX iMirironiepa3zoro 60 OJI/kr i
BeJarronepasoro anbda 60 OJI/Kr KoxkHI 1Ba THXKHI Yepe3 ACB’ ATh MICSIIIB JTiKyBaHHS
(MD 0,15,95% CI Big -0, 55 mo 0,85), HaBiTh SAKIIO YYaCHUKIB 13 CIUICHEKTOMIEIO B
aHamHe31 Oyno BukioueHo 3 ananizy (Ben Turkia, 2013).

KinbkicTh TPOMOOUMTIB

[Ticis meB’ ity MICSIIIB JIIKYBaHHS IMITITFOIIEPA3010 Ta BEJIarjIioepas3or anbda B
no3i 60 OJl/kr xokHI 1Ba TIKHI HE OYJIO CYTTEBOi PI3HUIN IMIOAO KUIBKOCTI
tpombonutie (MD -46,37, 95% CI Big -104,13 mo 11,39), xonu B aHamiz Oynau
BKJIIOYEH1 Bcl yuyacHuku gociikenss (Ben Turkia, 2013). Oxanak, Kooy y4acHHUKH 3
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CIUICHEKTOMIEI0 B aHaMHe31, Oynu BuKIoueHi 3 aHamizy (20 13 34 3apeecTpoBaHUX
y4acHHKIB; 10 yyaCHUKIB 3 KO’KHOI IpYIIU JIIKyBaHH: ), CIIOCTepiraiacs 3HauHa pi3HULSA
Ha KopucTh iMirnonepasu (MD -79,87, 95% CI Bix -137,57 no -22,17).

Po3mip nmeuyiHkM Ta cese3iHKU

[icte mocaimkens (234 yuacHuku) ouintoBain BB @3T Ha 3MiHY po3Mipy
MEYIHKA Ta CeJIe3lHKU. 3a JaHUMU JOCHIIPKEHHS BHUBYEHHS €(QEKTUBHOCTI
IMITJTIIOIEpa3u MOpIBHSIHO 3 Benaritouepa3oro (Ben Turkia, 2013) He Oyno BUsSBIEHO
CYTT€BOI PI3HULI H[0JI0 3MIHHM PO3MIpY MEUYIHKH Ha (POHI JOCIIKYBaHOT Tepallii yepe3
9 wmicauis (MD-40,75, 95% CI Bin -243,44 no 161,94) ta mono po3mipy cene3iHKu
(MD-209,67, 95% CI Binx -549,23 no 127, 89).

Biomapkepu (xitorpuosunazu, CCL18-PARC, AII®, TRAP)

Tpu KJI (60 yqacHUKIB) OLIHIOBAJIM 3MIHY XITOTPHUO3U/Ia3H1 Yepe3 IHTEPBa Yacy
Bix mectu g0 AeB’ sty MmicsaiiB (Ben Turkia, 2013; de Fost, 2007; Zimran, 2011Db).
3wminu piBHIB CCL18-PARC oniHtoBain uepes AeB’ITh MICSIIIB Y TBOX JOCIIIKEHHSIX
(63 yuacnuku) (Ben Turkia, 2013; Zimran, 2011b). 3a pesynbratramu KJI, B sxomy
BUBYAJIM €(PEKTUBHICTh Ta O€3IeKy IMIMIIoIEepa3y MOPIBHSAHO 3 BEIATJIIOIEPa3olo,
yepe3 JeB’SATh MICAIIB He OyJI0 CyTTE€BOI PI3HUII Y 3HMXKEHHI PIBHS XITOTpio3uaasu
(MD 1,069, 95% CI Bin —7,446 no 9,583) abo CCL18-PARC (MD 146, 95% CI Bixg
—189 no 480) y cupoBaTili KpoBl HaiBHUX MAIlIEHTIB, K1 OTPUMYBAJIH BeJarirouepasy
anbda ado imirmonepasy B 1031 60 oguHUIL/KT/KoXKH1 1Ba TrokHI (Ben Turkia, 2013).

3minu piBHIB AIl® omiHioBaiu y ABoX mochikeHHAX (40 ydacHUKIB, fKi
nornepeaHbo oTpumyBanu JikyBaHHs) (de Fost, 2007; Grabowski, 1995) ta nume B
oJIHOMY AociiipkeHH1 noBigomisiiocs mpo piBHi TRAP (Kishnani, 2009).

KicTkoBi cumnToMu (4actora 00110 B KiCTKaX, 4acToTa SIBUII KiCTKOBOI
KPH3H, MOKA3HUKHU IIIBHOCTI KiCTKH)

Tpu KJI omintoBanu kictkoBi cumnromu (de Fost, 2007; Gonzalez, 2013;
Zimran, 2011b). Hdocmimkenns Ben Turkia, 2013 (imirmrornepasa vs Benarirolepasa
anbga) He JOCIIKYBAJIO IF0 KIHIIEBY TOUYKY KIITHIYHOT €()eKTUBHOCTI.

OTxe, 32 BUCHOBKAMH aBTOPIB CUCTEMATUYHOI'O OTJIANY pE3yJIbTaTH aHaJI3y
MOKa3yloTh, M0 TMPOTITOM TEPIIOr0 POKY JIKyBaHHA pPIi3HI pPEeKOMOIHAHTHI
TTFOKOIIepeOpo3ua3y € 010JI0TIYHO MOIOHUMH Ta HE MOCTYHAIOThCS 3a 0€3MEYHICTIO
Ta €)EKTUBHICTIO I0/I0 TAPAMETPIB CYpPOTaTHUX KIHIIEBUX TOUOK e(eKTUBHOCTI. D3T,
ska mpusHadajgacs B 1031 30—45 OJI/kr Macu Tijla KOXHI JABa—4OTHUPH THIKHI, SK
paBuiIo, Oysa Takow X ePeKTHBHOIO, K 1 g03a 60 OJI/Kr Mg OliHeHHX KIIHIYHUX
PE3YNbTATIB.

Ilinm dgac mpoeneHHs pAepkaBHoi OMT 3a CKOpOYEHOIO TIPOIETYPOIO
VIOBHOBO)XCHHM OPTaHOM IIPOBEJACHA OIlIHKAa METOJOJIOTIYHOI SKOCT1 IyOJTiKaIii
Shemesh E et al., 2015 3a agantoBanumMm nuctoMm ominku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)*'. B cucreMaTuuHOMy OrIIsifi
BHUBYAETHCSA YITKO BU3HAYCHE KIIIHIYHE MHUTAHHS, KPUTEPii BKIIOUYCHHS/ BUKIIOUCHHS

21 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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3a3HaveHl y myoOusikanii. [IpencraBnena iHgopmaliss Ipo NPOBENECHUA BUYEPIHUN
MONIYK JIITepaTypHUX JKepes. JIBa He3aleKHUX eKCIIePTH MPOBENH BiIOIp Ta OIIHKY
JOCIII)KEHb Ta MIPOBENIM BUIIYYEHHS JaHUX. BUKIIOUEH1 AOCTIIHKEHHS IepepaxoBaHi,
MPEICTaBIICH] BIIMOBIIHI XapaKTEPUCTUKN BKIIOYEHUX JOCIIIXEHb. MeToonoriuna
AKICTh BKJIIOUEHUX JOCHIKEHb OI[IHEHA, BUKOPUCTOBYIOUM IHCTPYMEHT OLIIHKH
pu3uKy ynepemkenocti Cochrane Ta mopijomiieHa HaJIE)KHUM YMHOM. OCKUTBKU METa-
aHaJi3 He MPOBOAMBCS, OL[IHKA T€TEPOT€HHOCTI MIXK JOCIII)KEHHSIMU HE MPOBOIMUIIACS,
JUIsl OLIHKH YTIIEPEIKEHOCTI 3BITHOCTI He OynyBanu aiarpamy BopoHku (funnel plot), y
CUCTEMaTUYHOMY OIJIAJlI HE OOTOBOPIOIOTHCA KOMEHTapi MO0 YHEPEIKEHOCTI
3BITHOCTi, OCKUIbKM B OIJIsiA BKJIIOYeHO MeHme 10 mociimkeHb; Npo KOHQIIKT
IHTEpEeCiB HE 3asBJICHO Ta HE 3a3HAYEHO JKEpea MiATPUMKH.

Taxum umnom, myOmikariss Shemesh E et al., 2015 Bignmosinae OiIbIIOCTI
kputepisim omiHku SIGN (2015), BcTaHOBJIEHA BUCOKA METOJIOJOTIUHA SIKICTh, PU3UK
CUCTEMAaTHUYHOI MOMWJIKM B OTPUMAHHUX PE3yJIbTaTaX He3HAUYHUU.

[Ticns orpumanns nucta yrouHeHHs MO3 Vikpainu Bin 26.04.2022 No 25-
01/9331/2-22 OyB mpoBeJAEHUN JOMATKOBUM TIOMIYK JJOKA30BUX JaHUX MO0
MOKJIMBOCTI TNepeBelleHHsI 3 IMITJIIONEpa3d Ha Tajirmonepasy anbdha ado
BeJarIoIepasy aabda J0pociuX MaIieHTiB Ta AiTel 3 xBopoOoto [omie 1 tumy.

[Tomyk mepBUHHUX JIKEPEIT TOKa30BUX JTAHUX MO0 MOKIMBOCTI MEpeBEACHHS
3 IMITJOIEpa3d Ha Tajiriolepasy aidbda ado Benariwolepasy aibda JOpOCITHX
NaIieHTiB Ta JiTed 3 xBopoOoro ['ome mpoBeaeHuit y 06azax mganux PubMed, Trip
Database. Poxu my6mikariiii 3 2010 p. — no 2022 p., momyk Jirepatypu 0yB 0OMeKeHUM
AHTJIOMOBHUMHU CTATTSIMU Ta IOBHOTEKCTOBUMH MYyOITIKAIIISIMH.

VY pesynbTaTi MPOBEACHOrO MOWIYKY Oynu 3HaigeHi 18 myOmikariii, micis
BUYUTKH 3aroJIOBKiB Ta aOCTpakTiB Ta TEPEBIPKH BIAMOBIAHOCTI IyOJIiKarii
KJIIHIYHOMY NMHUTAHHIO MO0 TMEPEBECHHS 3 IMIMIIOIIepa3y Ha Tajiriolepasy ailbda
a0o0 Bemariolepasy ajibda JOpoCIuX MaIi€HTIB Ta AiTel 3 xBopoOoro ["omie 1 Tumy mis
MOTJIBIIIOTO aHAITI3y Oyiu BimiOpaHi 8 myOmKaIii KIiHIYHUX JOCIIIKEHb.

Jlume onna myOumikamiss Ben Turkia et al., 2013 BkIodana pe3yiabTaTH
PaHIOMI30BaHOTO KIIIHIYHOTO JOCIIDKCHHS BHBYCHHS KIIHIYHOT €()EKTUBHOCTI Ta
Oe3MeKku IMITIIIoNEpa3u MOPIBHSHO 3 BENArIoNepa3or y JAOPOCIUX Ta MiTeld 3
xBopo6oto [Nomre 1 tumy. [lane gocnimkeHHs Oylio BKIIOUEHE y CHCTEMATUYHUHN OTJISIT
Shemesh E et al., 2015 ta iioro pe3ynbpratu onucaHi y BACHOBKY BHIIIE.

Bci iHII1 mOCHiIKEHHS - 1€ pO3MIUPEeHi AOCTiHKeHHs, post-hoc aHami3u, B IKUX
JOCTI/DKYBaMCA KIiHIYHA e(deKTHBHICT, Ta Oe3meka Tamirironepasu anbha Ta
BeJaronepasu anbda y J0pociux Ta/ado aiTeit 3 xBopobOor [orme, siki paHime He
OTPUMYBAJIH JIIKYBaHHS 200 OTPUMYBAJH JIKYBaHHS IMITTIONEPa30Io.

B pamkax mocmimpKyBaHOTO THTaHHS, a CaM€ MOXMJIMBOCTI 3aCTOCYBaHHS
TaJirjaonepasu ajabda micjs oTpUMMaHHA Tepamii iMirjonepa3ow y 10pocinx Ta
nitet 3 xBopoOoto [Nomie, Tun 1 ayst ananmizy posrisganuck gociimxenas PB-06-002
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(inentudikarop ClinicalTrials.gov NCT 00712348), PB-06-003 (inentudikarop
ClinicalTrials.gov NCT00705939) ta PB-06-006 (imentudikarop ClinicalTrials.gov
NCTO01411228). Pesynbratu npeacrabiieHi y Tadnuiii 4.

Hocnimxennst PB-06-002 (NCT 00712348) Oyno 0araToLeHTPOBUM BIIKPUTHUM
9-micsiunuM ociikeHHsaM (aszu 11, B sskoMy owiHIOBanu 6e3neky Ta e(peKTUBHICTh
mepexo/ly Ha Tajiriamonepasy aibda y Jopociux Ta JiTed 3 xBopobor [omre, siki
OTPUMYBAJIH IMITIIOLEPa3y NPOTArOoM NpuHaiiMHi 2 pokiB. OxHak myOumikauis Pastores
et al., 2014 (B sxiii npencrasieHl pe3ynbratu gocaigxeHHs PB-06-002) y BuibHOMY
JOCTYIl HasiBHA JIMLIE Y BUIJISAIAI aOCTpakTy, TOMYy Oyja BUKIIOYEHA 3 MOAAJIBIIOTO
aHamizy.

Tabnuis 4. PesynbTaTu HoChiKeHb €()eKTUBHOCTI Ta OE3MEKH TaJIII0Nepa3u
anbga Mics 3aCTOCYBaHHS IMITIIIOIEpa3H y JOPOCIUX Ta AiTed 3 xBopobor [orre,
tian 1

anbda mpotarom 36

MpUHAHMHI 2 POKIB.

OLIIHKY CTa0LIBHOCTI IS

OTpumyBanu JIiKyBaHHS
18 MAaIi€HTIB, 10
HaIli€HTIB OTpUMAIIH
Kypc JIKyBaHHS
TaJIrIIoNepa3o  aabda
npoTsroM 36  MiCSIIIB.

ABTOp, Merta pocaimzkennst | IlanienTn Ta Tepanis PesyabTaTn
pik
Pastores et | [IpogoBxeHHs Hopocmi namienty | Jlns 10 marieHTiB, siKi 3aBepIIAIN
al., 2016*2 | cnocTepexeHHs 3a | IOBUMHHI  Oynmu  MaT | 36 MiCAIIB JIiKyBaHHS, CepeaHs
e(EeKTUBHICTIO 1 | cTabUIbHUMN nepelir | abcoyifoTHa 3MiHAa KOHLEHTpalii
KJI - 36 | 6e3nekoro xBOopoOu mpoTsirom 12- | remorno6iny  cranoBmwia  -0,2
MICSL[IB TaJITIIIonepa3n THYKHEBOTO nepiony | (£0,3) r/m1, 1O CTaHOBWIO

CEepPeNHI0 3MIHY BIICOTKA Ha -

MICAIIB JiKyBaHHS y | Bcix  mauiedTiB,  3a | 1,0% (£1,9%). Jns OutbmiocTi 3
JAOPOCTUX BHHATKOM THX, XTo | 10 mamieHTiB, ki 3aKiHYmIH 36
namicHTiB MOCTPaXK/1aB BIX | MicCALIB JIKYBaHHS
xBopoOoto ['omre, siki | 1edimuUTy IMITIIIONEpa3u | TATITIIONEPa30lo anbda,
OTPUMYBAJIU B 2009 pormi, i SKUX | KUIBKICTh TPOMOOIINTIB
IMITTIOIIEpa3y BHUKOPHUCTOBYBAJIUCS 3aiymanacs Ha  piBHI 0
MPOTATOM iCTOpHYHI JaHi. BKIIIOYCHHSI B JIaHE PpO3IIHUPCHE

JocaimkeHHs. s mamieHTiB 3
JOCTYITHUMH JTAHUMHU, K1
3aKIHYWIA 36 MICAIIB JIIKYBaHHS
(n = 7), cepenHiii BiICOTOK 3MiH
po3Mipy ceJe3iHKU CTaHOBUB -
19.8% (£9.9%). Po3wmip neuinku
MAIIEHTIB, JaH1 SKUX JOCTYIHI 1

[MamienTn otpumyBanu | ki  mpoummu 36 MicAliB
Tajirionepasy anb(a B | JIKYBaHHS, HE 3MIHUBCSL.
Tih ke [03i, MmO ¥ | AKTUBHICT XITOTpUO3UIa3a -

IMIrmronepasy, cepeaHs
7032 TaJIIrJIonepasu
anba cranoswia 32,4
(£3,9) Oll/kr (nmiamazoH
12,0-59,0 OJI/kr).

51,5% (£8,1%) Bix mOYaTKOBOTO
piBHS 10 36 wMicsaniB. YoTtupu
naiieHTd ~ (22%)  BupoOUIU
aututina (AT), oaHe 3 HHX
H1ITBEPIUIIO HeUTpanizyrouy

22 https://www.ncbi.nlm.nih.gov/pubmed/27102949
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aKTUBHICTL In  vitro. 94,4%
MAIiEHTIB MaJd TOOIYHI peakiii
(ITP). Cepen HHUX JErkoro Ta
CepeIHBOTO CTYNEHS TSHKKOCTI —
98,5%; Taxki — y 1,5 %
MaIi€HTIB, aje BOHH
JOCIITHUKaMH He OyiH TOB’s13aHi
3 mocimpkyBanum JI3.

Zimran et
al., 2018

KI - 36

MICSI[IB

Bupuenns
JOBIOCTPOKOBUX
pe3ynbTaTiB Oe3MeKu
Ta e(heKTUBHOCTI
niTel > 2 pokiB 3
xBopoboto Tome 1
TUITY, SIK1
OTPUMYBAIU

[MamieaTy BikoM > 2
POKIB.

15 MaIl€HTIB: 10
HAIBHMUX MAI[I€EHTIB Ta 5
NAIIEHTIB, $KI paHile
OTPUMYBAJU JIIKYBaHHS
IMITJTEIOIIEPa301o.

[MamienTn, AK1 pamimie
OTpUMYBaJIM JTIKyBaHHS (n=5):
KOHIEHTpallli TeMoryoOiHy Ta
KUIBKICTh TPOMOOLIUTIB, PO3MIp
CeJNe31HKH  TMOKpAIUIuch abo
3QJIMILIATINCH CTaOUTbHUMHU
npoTaroM 33 MICSIIB JIIKyBaHHS
Tajirmomnepaso anbda. Po3mip

MEYIHKHA 3aJIMIIABCS CTAOUILHUM.
AKTUBHICTh XITOTpPIO3UJa3U Ta
KOHIICHTpAITis CCL18
MTOKPAIIUITACH MIPOTSTOM
JIKYBaHHS TaJITITIONEePa30to
anbda. bubmicte [IP  Oymu
JIETKUMH/CEPETHHOTO  CTYIICHIO
TSDKKOCTI;  JIIKyBaHHA  J00pe
nepeHocwinocs. JKojeH marieHTt
HE 3a3HaB KICTKOBOTO KPHU3Y ITij
yac  JOOCHIDKEeHHS. Yci 5
MaIi€HTIB, SKI Tepelmm 3
IMIrTIOIIepas3y, JAajid HEeraTUBHUIN
pe3ynbTaT Ha aHTUTLT Kiacy I1gG
JI0 Tajiriaronepasu anbda mig gyac
JIaHOTO PO3IIUPEHOTO
IOCIIKEHHS.

TaJITIIonepasy
anbda mpotarom 36
MICSIIIB JIIKyBaHHSI.

[Namientn, sxi paxime
OTPUMYBAJIU JIIKYBaHHS
IMITITIOTIEPA301o0,
OTPUMYBATTH
Tajirmonepasy ambda B
cepenHiii 1031 43 Ol/xr
(miamazon 25,5-62,6
Oll/xr) MPOTSITOM
CEepPemHbOi  TPHUBAJIOCTI
20,5 wmicsmiB (miama3oH
17,9-24,2 micsis).

B pamkax mocimimKyBaHOTO KIIHIYHOTO TIMTAHHS, a CcaMe MOKIMBOCTI
3aCTOCYBaHHS BeJiarjuepasu ajabga niciasi OTpUMAaHHA Tepamil iMirionepasomwn y
JOPOCIINX Ta AiTeH 3 xBopoOoro ["omre, Tum 1 po3rasganucs 5 myOsikaliiii po3mupeHnx
JOCITIJKEHB, SIK1 HaBEJIeH1 y TaOIuIll 5 Ta 10aTKoBO Imyotikaiiio Pastores et al., 2016,
sxa mictiia anani3 gaaux 10 K/I Benarmonepasu anbda, nmpoBeaeHux y nepion 3 2004
poky mo 2015 poxky Ta mama Ha METi PO3paxyHOK BiJICOTKY MAIlI€HTIB, Y SKUX Yy
mporpami KIIHIYHHUX JOCHTI/DKEHb Benariionepasn ambda yrBoproBamuch AT mo
JiKapchKOTro 3aco0y, Ta OIliHKa KJIiHIYHOI Ta (apmMakoaWHAMIYHOI BiATOBIAI y ITUX
MMaI[I€HTIB.

23 https://www.ncbi.nlm.nih.gov/pubmed/27839981
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Tabnuis 5. Pesynbratu jociikeHb e()eKTUBHOCTI Ta O€3MeKH Benarironepasu
anbga micas 3aCTOCYBaHHS IMITIIIOIEpa3H y JOpOCiuX Ta AiTed 3 xBopoborw [ore,

tn 1
ABTOp, Mera gocJizKeHHs IManienTn T2 Tepanis PesyabTaTn
pik

Zimran et | BuByenns [MamienTn Bikom > 2 poku | Konmenrparii reMorio0iny,
al., 2013** | edexTuBHOCTI KIIHIYHO CTa0UIbHI Ha | KUIBKICTH TPOMOOIIHUTIB, @ TAKOXK
Oe3mexn Tepamii  IMITJIIOIEpa3olo | pO3MIpH CeNe3iHKA Ta TEYiHKH
KJ — 12 | Benarmrouepasu (nmepeinuin Ha | 3aJIMILAIUC CTaOUTbHUMHU

MiCSIIIB anbda y MalieHTiB 3 | Benarionepasy aibda B | IpoTsarom 12 micsiris.
xBopoOoto Tomre no3i, 1o JAopiBHIOE ix | Bemarmronepaza anbda mgo0pe
TUNy, $Kl paHille | monepeaHii 1031 | mepeHocuiach, Ouibmicte [P
OTpUMYBAJIN IMITJTIOLIEpas3n). Oynu 7erki abo cepelHbOro
IMITJIIoLIepa3y 40 nanieHTiB, 9 Mali€HTIB | CTYNEHs TSKKOCTL. Y OJIHOTO
IIOHalMeHIIIe 30 | (22,5%) Bixkom g0 18 | mamieHTta BHUHUKJIA
MICAIIB TOCTUTb JO | POKIB. aHadimakTMyHa ~ peakmis 2
I0YaTKy cTyneHs npotrarom 30 XBWINMH
JOCIIIKEHHS. Benarmionepaza  anbga | micist nepmioi iHQy3ii, mamieHT
15-60 O[/kr, 1 pa3 Ha 2 | BIOKIMKaB 3roJy Ha y4acTb y
THOKHI. nociaimkendl. JKoneH mamieuT He
BupoouB AT mo Bemarmroriepasu

anbda.

Elstein et | Ominka [TamienTu Bikom > 2 poku | Uepes 24 MICsI BIX
al., 2015* | 10BrocTpoKoBOi KJIIHIYHO CTa0UIbHI Ha | MOYaTKOBOro piBHA (0a3oBuit
Oe3nexn Tepamii  IMINIIOIEpa3olo | piBeHb OCIIKEHHS 3
KJI — 24 | Bemarmtoniepasu (mepeimn Ha | IMITJIIONIEpa300) y  TAalli€HTIB
MiCSIIIB anbda mpu JIIKyBaHHI | Benarionepasy aibda B | Oynu  CTaOUTbHI  TOKa3HUKH
HaIicHTIB 71031, 10 JOPIBHIOE IX | KOHIIEHTpAIlil reMOTJIOO0IHY,
xBopoboto [omre MoTepeTHIn 71031 | pO3MIp MEUYIHKH Ta Z-TIOKa3HUKH
THUITY. IMITTFOIIEpa3n). MiHEpaIbHOT MILUILHOCTI KICTOK.

38 mami€dTiB, 3 HUX 2
naiieHTa (24%) BikoM 110
18 pokis.

Benarmonepaza  anbga
15-60 O/kr, 1 pa3 Ha 2
THIKHI.

Bymo mokpamieHHsT TOKa3HUKa
KUIBKOCTI ~ TPOMOOLIMTIB  Ta
po3Mipy cenesinku. Opnak 10
naiieHTiB  (y Tomy uuciai 7
MAIIEHTIB, Yy SKUX [OKa3HUK
tpomOonuTiB <100 % 109 / 1 Ha
MOYaTKOBOMY  pIBHI),  MaJjH
NpUHAHMHI OJIHEe 30UIbIICHHS
JI03M Belarirorepasu ainbda Ha
15 O/xkr.

He Oyno 3adikcoBano IIP, sxi
Oynu HOB's13aHi 3
nocnimkyBanum JI3.
IMMyHOTeHHICTh Oyiia BHUSBIEHA
y 1 nmamieHTa, TO3UTUBHOTO

24 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC3586535/pdf/nihms430560.pdf

25 https://www.ncbi.nlm.nih.gov/pubmed/25776130
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I0A0 aHTUIMIrTronepasHux AT

Ha Tod4aTtkoBoMy piBHi. Lleit
NaieHT  MaB  MO3WUTHBHUI
MMOKa3HUK Ha AT 110
BeJIarionepasu anbda, 3

HU3BKUMH KOHICHTparisiMu AT
MPOTATOM YChOTO PO3LIHUPEHOTO

NOCIIKEHHS, OJHAK IMAaI[l€HT
IPOJOBXKYBAaB OTPUMYBATH
Benarmoonepazy  ainbdpa  6e3

KJITHIYHOTO MOTIPIIEHHS.
Smith et | Ouinka Oe3neku Ta | Jitn 3 xBopo6oto ['omie 1 | Anamiz  0-24  wmicsis y
al., 2016*¢ | edexruBHOCTI THILy. malieHTiB, AKi mepednnm 3

BeJIariolepasu IMITITIoLIepa3u
KI — 24 |anspa y pqitedt 3 MPOJEMOHCTPYBAIM CIIPUSATIMBI
MICAII xBopoOoro I'ome. 24 nanieHTa: 3MIHM Bl BUXIZHOTO pIBHA 3a
15 HaiBHi marieaTn BCciMa TICPBUHHUMH TOYKAMH
9 nonepeaabo | CPEKTHBHOCTI  (KOHUEHTpALlis
OTpUMYBAIIH reMoryoOiny, KUIBKICTb
imirmronepasy. TPOMOOIIUTIB, PO3MIP CEIE3IHKU
Ta nevinku). CepeaHi 3MIHU Bij
0 mo 24 wicsAmiB y TaKuXx
Benarmonepasa  anbda | TAUIEHTIB BKa3yBaTH HA T€, IO
30-60 OJUkr, 1 pas ma 2 | TapavmeTpu  3araiom  Oymu
TYOKH CTaOLUIbHUMU.

[ToBimomutsiocst mpo 3 cepiio3Hi
[P, BKIJIIOYAIOYM CMEPTEIbHY
KOHBYJbCItO; koaHa [IP He
BBa)Kajach HOB'SI3aHOIO0 3
Bejariionepasorw  amnbda. 1
mamieaT MaB ro3utuBHI AT 1o

BeJIarjronepasu anbda.
Pastores | Ouinka 6e3neku | [TamientTn Bikom > 2 | byna mnpoBeneHa oIfiHKa Ha
et al., | Benarmonepasu pOKHU. HasIBHICTh AT b1 (0]
2014% anbda y nopocnux Ta | 211 marieHTis: BeJarironepasu ambpa y 163 3
niTeil 13 XBOpoOoro | 6 HAiBHI 205 marmieHTiB, SKi paHime
K — 12 | l'ome 1 Tumy. 205 (3 HUX 6 miTelt BIKOM | OTpuMyBainu  JIiKyBaHHs. He
MICSI[IB Bin 2 pokiB (2,9%)) | Oyno  KOJHOTO  OYEBUIHOTO

KJIIHIYHO CTaOUIbHI Ha
Tepanii  IMINIIIEepa3oro
(mepeiinun Ha
BeJarironepasy ainbda B
7031, M0 JIOpIBHIOE iX
nonepeaHin 1031
imMirmrorepasm).

3B 3Ky Mk ctatycoM AT mpoTu
JI3 1 Bunukuenusm [IP a6o IIP,
MOB’sI3aHUX 3 1H(Y3IETO.

V¥ 37 nauientiB Oynu BUSBIEHI
AT 10 iMirTrOIIepasu 10 MoYaTky
Teparii Bejarironepas3oro anbda:
25 mamientis He mMamu AT 1o
Benarmonepasu anpda (3 HUX y

26 https://www.ncbi.nlm.nih.gov/pubmed/26043810
27 https://www.ncbi.nlm.nih.gov/pubmed/24263462
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Benarmroniepasa anbda 60
Oll/xr, 1 pa3 Ha 2 TWXKHI
HaiBHI MAIliEHTH.

15-60  OJ/xr, u4epe3
THXKACHb  —  paHile
JIKOBaHI MAIlIEHTH.

2x MAIIEHTIB Oynu
HeHTpanizyrodi
antuimirmonepasni AT (22% i
29%  imriOyBannsi) Ta 12
mariesris Mainu AT gk 1o
imirmroniepasu, Tak 1 70
BeJaronepasu ainbda (3 HuX 9
MAIiEHTIB  Malld  [EePEeXPecHO-
peaktuBHi HelTpanizyoui AT).
Y opHoro marienta  Oymu
HeUTpani3yroui AT hi (0]
BeJarIonepa3u aibda, ajae He
hi(s) IMITITIOIIEpa3n (24%
1HT10yBaHHS).

Cepen 205 nairieHTiB, K1 paHiie
OTpUMYBaJM  JiKyBaHHsS, &9
(43,4%) manu npuHaliMHI OJIHY
I1P; 35 13 205 (17,1%) narienTiB
Mamu IIP, sxi BBakarOThCS
OB’ SI3aHUMU 3 JIOCITIKYBAaHUM
J3, a 27 13 205 (13,2%)
nanieHTiB Manu I1P, mos’sa3ani 3
HDy3i€er0.

Konnentpaiis reMoryio0iHy Ta
KUTBKICTh  TPOMOOIMTIB  Oynu
CTaOUTbHUMHU Yy TAIlIEHTIB, SKi
paHilie OTPUMYBAIIM JTIKYBaHHS
IMITJTIOIIEPa3010.

Origka
JOBTOCTPOKOBOT

Hughes et
al., 201528

K - 24
MicsLi

e(heKTUBHOCTI
BeJIarIronepasu

TUILY.

oe3neku Ta

anbda y MaIieHTiB 3
xBopoboro Tome 1

IMamieaTn BikOM > 3
POKIB.

57 mari€eHTIB:

4?2 yaiBHI Dani€HTH

16 marieHTH, sAKi paHiie
OTPUMYBAIIM  JIIKYBaHHS
IMINTIOIIEpa3oro (3 HUX 5
nireii (31%)).

Benarmronepasa anbda 60
OMl/kr, 1 pa3 Ha 2 THXxHI.
10 MaI(ICHTIB Malu
3MEHILIEHHS 031
MPOTATOM JIKYBaHHS.

Cepen mamieHTiB, sIKi paHime

OTPUMYBAJIN IMITITIOIIEpa3y
(n=16): CIIOCTEPIranoch
MOKpAIICHHS NIOKa3HUKIB

KOHIICHTpallli TeMOTJIOOIHY Ta
KUTBKOCT1 TPOMOOIIUTIB, PO3MIPY

MEYIHKHU Ta CeJIE31HKH,
OloMapkepiB miua3Mu, a y
JOPOCIUX - Z-o1iHKa

MiHEpaJIbHOI IIUIBHOCTI KICTOK
MOTIEPEKOBOTO BiAILTY.

Y 94 9% mnarieHTiB, fAKi paHiie
OTpUMYBAIIU iMirmronepasy
(n=16) cnocrepiranace [P, >1

[P, mnoB’s3aHa 3 mpHUIIOMOM
JKapChbKOTO 3aco0y
criocrepiraiach y 44%

naiieHTis, >1 cepiiosna I[P —y

28 https://www.ncbi.nlm.nih.gov/pubmed/25801797
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25 % namnientis. XKoaeH narieHT
He 3asHaB cepiiosHux IIP,
NOB'A3aHUX 3 JIOCIIIKYBaHUM
JI3, abo OyB BIOKIMKaHUM 3
nociimkennss yepes IIP. Omun
HAIieHT TOMEp MICIs CyI0M, TIPO
SIKMI TOCIIIHUKYA ITOBIIOMIISIIH,
o0 HE Mae  3BS3KYy 3
nociipkyBanuM JI3. 1 mamieHT
MaB [MO3UTHUBHI AT 1o
BeJarjronepasu anbda.

Konen HIIMN MalieHT HE MaB
MIO3UTHUBHOTO pe3ynbrary Ha AT
0  Benaryoonepasu - anbga,
BKJIIOYAIOYM TPHOX IMALIEHTIB,
Kl OyiaM TO3UTHUBHUMHM Ha
agTuiMirmonepasHi AT Ta
MepellId Ha BeJarironepasy
anmbda  micngs 9 micsIiB
JIKYBaHHS IMITITIOIIEPA301o0.

[y6nikauis Pastores et al, 2016*° mana Ha MeTi pPO3PaxyHOK BiJICOTKY
MaIli€HTIB, Y AKUX y Mporpami KIHIYHUX JTociaipkeHsb (n=10) Bemarmronepasu anbda
yTBOproBayiuch AT 10 sikapckkoro 3aco0y, Ta OIliHKa KIIHIYHOI Ta
dapMakoaMHAMIYHOT BIJAMOBiM1 y IuUX TamieHTiB. Jlo aHamizy BKIOYeHI aaHi 289
NaIieHTIB (JITH Ta JOPOCII), SIKI OTpUMYBAJIM Besaritonepasy anbda (15-60 Ol/kr, 1
pa3 Ha 2 TWXKHI), 3 HUX 225 TmaIli€HTIB TONEPEeIHhO OTPUMYBAIM JIIKYBaHHS
IMITTIOIEPa30Io.

4 marientiB (1,4%) 3 289 mamieHTiB ganu NMO3WTUBHUHN pe3ynbTaT Ha AT 1o
BeJarIonepasn anb(da MICIsA BBEACHHS JIKapChbKOTo 3aco0y (2 3 rpynu HaiBHUX
NaIli€HTIB, 2 3 TPYNHU paHillie JIKOBAHUX MAI€HTIB). Y 2 3 Tpynu paHilie JIIKOBAHUX
NaIli€HTIB 70 TOYaTKy NPUMOMY BeJarjironepa3sd Takok Oymu mnpucyTtHi AT 1o
iMirmronepasu. Y 1HUX 2-X TAaIi€HTIB KOHIIGHTpAIisl T'eMOTIJIOOIHY, KUIBKICTh
tpoMOoruTiB, piBHi CCL 18 xiToTpio3uaasu 3amuimaiuch cTabiibHUMH Ha (PoHI
Teparii Beiarironepasoro aabda.

XKomHOro 3 4YOTUPHOX MAIIEHTIB, y SKUX BUSBWIN aHTUTLIA 10 BEJArIIONEpa3u
anbGa, He TOBIOMIISIIOCS ITPO TTOO1UHI peakilii, moB’s3aHi 3 iH(y3ier0. TpH 3 4OTUPHOX
MAIi€HTIB MaJIM IPUHANMHI OJIHY MOOIYHY PEaKI(ito; 3arajioM OyJio MOBIIOMIIEHO PO
18 Hecepiio3HMX TOOIYHUX PEAKIliH, SAKI HE BBAXKAIUCS HI MOXKIIMBO, HI WMOBIPHO
OB’ SI3aHUMH 3 JIOCHIDKYBAaHUM JIIKapChKUM 3aco0oMm. JKolleH 3 IuX MaIli€eHTiB He
MPUIMHUB Y4acTh Yy JOCTIKEHHI Yepe3 moOiuHi peakiii. He Oymo BusiBieHO sBHOI
kopessii Mk AT ta [TP abo dhapmakognHaAMIYHIME 91 KIITHIYHAMH PEAKITISIMHU.

29 https://www.ncbi.nlm.nih.gov/pubmed/27282565
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Omxe, AochiKeHHs €()EeKTUBHOCTI Ta O€3MeKH TaIrNIIonepasu ainbda Micis
3aCTOCYBaHHSI IMITJIIONIEpa3u y AOpPOCIMX Ta AiTedl 3 xBopobor ['ome, tum 1
MpeAcTaBlieHa Yy JBOX MyONIKaligX pe3yJibTaTiB 0araTOLEHTPOBUX, BIAKPUTHX
JOCJIIJIPKEHb TPUBATICTIO 36 MicsIni 3a yuacTi 18 nopocnux (Pastores et al., 2016) 1a 5
nitet (Zimran et al., 2018). 3a BUCHOBKaMU aBTOPIB MyOMiKaliid micyig 3-pIyHOTrO
JIKYBaHHS TAJIIIIONEpa3oro aibda y J0POCINX MaIieHTIB 13 XBopoboro ['omie 1 Tumy,
AK1 paHillle OTPUMYBAIM IMITIIIOIEpa3y, cepeHiil po3Mip MEUiHKU Ta reMaToJIOr1uH1
MMOKAa3HUKH HE 3MIHMIIMCS, TOOl SK 00’ €M CCIe3IHKM 3aJMIIaBCsS HE3MIHHHM a0o
MOKpammBces michas 36 MICALIB JIIKYBaHHS, y JiT€ll CTaOUIbHICTh BICHEPAJIbHHUX Ta
reMaToJIOTTYHUX MapaMeTpiB 3aXBOPIOBaHb Ta OioMapkepiB 30epiranacst npoTsrom 33
MICSILIB JIIKYBaHHS TaJIIIIOLEPa30l0 aibda, JIKyBaHHS MEPEHOCUIIOCS 100pe, HOBUX
curHaiiB 6e3neku He 3'sBwiiocsa, AT no Tanirnronepasu anbpa IgG He yTBOPHIHCE.

HocnimkenHss e(QexkTUBHOCTI Ta Oe3nekd Bejariiolepasu anbda micis
3aCTOCYBaHHS IMITJIIOIEpa3d y JOpOCIMX Ta JiTedl 3 xBopobOor [ome, tum 1
posrsganuck 'y 5 myoOuikamisx. CepeaHi 3MIHM OCHOBHUX KIIIHIYHHMX ITOKa3HUKIB
(KoHIIEHTpaIllisl TeMOTJIO0IHY, KUIBKICTh TPOMOOIIMTIB, PO3MIp MEUYIHKHU, CEJIE31HKH)
yepes 12, 24 micsill y TakuX Mali€HTIB BKa3yBajHd HA Te, 110 TapaMeTpH 3arajioM Oynu
CTaOUTbHUMHU.

3) naHi MWOA0 €KOHOMIYHOI JOIUIBHOCTI B YaCTHHI e(DeKTUBHOCTI BUTPAT
BUKOPUCTAHHA JIIKAPCHLKOr0 3ac00y BIANMOBIIHO 10 PEKOMEHIOBAHOI IIKAJIU
TPAHNYHMX 3HAYEeHb iHKPEMEHTAJIbHOI0 NMOKA3HHKA e(QeKTHBHOCTI BUTpPAT B
Ykpaini

Binnmosinno mo mn.7 Ilopsiaky mTpoBeneHHs AEpKaBHOI OLIIHKA METUYHUX
TEXHOJIOT1H, 3aTBepakeHoro noctaHoBoto KMV Bin 23 rpynns 2020 p. Ne 1300 (mami
- llopsanox), nep>kaBaa OMT 3a ckopoUueHOIO MPOIIEAYPOIO HE TIepeidadae mpoOBeICHHS
aHamizy e(QeKTHBHOCTI BHTpAT Ta PO3PaXyHKy IHKPEMEHTAJIbLHOTO ITOKa3HHKA
edexruBHocTi BUTpat (ICER) B YkpaiHi.

4) naHi 010 pe3yJbTATIB €KOHOMIYHOI JOUIIBLHOCTI B YaCTHHI aHAJII3Y
BILUINBY HA NMOKA3HUKHU OHO/:KETY

Bignosigno mo m.7 Ilopsaky mepkaBHa OMT 3a CKOpPOUYEHOIO IPOIECTYPOIO
nependavae MpOBEJCHHS aHATI3y BIUIMBY Ha MOKa3HUKU OIOKETY B YKpaiHi.

3rigHo 3 muctoM MO3 Bix 26.04.2022 Ne25-01/9331/2-22 y Bunmaky HassBHOCTI
JIOKa30BUX JIAHUX, SIK1 MIATBEPKYIOTh IOCBIJ] Ta MOKJIMBICTh TIEPEBEACHHS TAIIEHTIB
3 IMITUTIOTIEpa3y Ha Taliratonepasy anbda adbo Benarironepasy anbha, Ipu pO3paxyHKy
aHaTi3y BIUIMBY HA MOKa3HUKH OIO/HKETY Ha OJMH PIK HEOOXITHO PO3TIIAHYTH IEKIbKa
«HOBUX cIIeHapiiB». [lepmui HOBHH CIIEHApid — II€ MEPEBEECHHS YCiX MaIli€HTIB 3
IMITITFOTIEpa3u, M0 MOXYTh OYTH TEPEBENICHI 3TiHO HAyKOBHUX JaHUX, HA MEHII
BUTPATHY TepaIrliio — Tairiaronepasy anbda ado Benarmonepasy anbda. [[pyrud HoBur
CLICHapid — 1€ MEPEBEICHHS JIMIIE YCiX AOPOCIUX MAIllEHTIB 3 IMITJIOIEpas3u, II0
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MOXXYTh OyTH IMepeBeJeHl 3riJHO HAYKOBUX JAaHUX, HA MEHII BUTPATHY TEpaIlil0 —
TaJIrIonepasy aabda un Benarironepasy aibda.

VYV 3B'I3Ky 13 BHILEBHUKIAJCHUM, YIOBHOBAXKCHHM OpraH 3a3Haydae, III0
BIJIMOBIJHO JI0 MPOBEJEHOr0 aHalli3y MIXHApPOJHOTO JOCBIAY BEJACHHS MAIlI€HTIB 13
XxBOpo0o10 ['omie, MOpIBHSUIBHOI KIIHIYHOI €PEKTUBHOCTI Ta O€3MeKH, 30KpeMa B
YaCTHHI MOXJIMBOCTI Ta YMOB INEPEKIIOUEHHS MalieHTIB MK JI3, BcTaHOBIEHO, 1110
pIIIEHHS TPO MOXJIMBICTh NMEPEBEACHHS MALIEHTIB 3 IMITIIOLEPA3U Ha TaNITJIIOLEpasy
anbga abo Benarirolepasy anbha MOKINBE BUKIIOYHO TPYIOI0 KITHIYHUX €KCIEPTIB
3a pe3yJbTaTaMu PO3IJIsAly KOKHOTO KJI1HIYHOTO BUIMIAJKY B IHAUBIYAIbHOMY OPSAJKY
Ta Cc(OPMOBAHOIO JIIKAPEM BHUCHOBKY /Jii KOXKHOTO TMAalll€eHTa 3 YypaxyBaHHSIM
BIMOBIAHUX KpuUTepiiB. BpaxoBytoun, mo y Haganux MO3 n101aTKOBUX MaTepiaiax
s ipoBeieHHs jepkaBHOi OMT 3a ckopoueHorw mporeaypor JI3 imirmronepasa
BIICYTHI JaHl IMOAO KJIIHIYHO MIATBEPHKEHOT MOXJIUBOCTI TIEPEBEJICHHS CaMe
naieHTiB YKpaiHuW Ha 1HIINY Tepariio, YIOBHOBaXEHHI OpraH 3a3Havae, 110 aHaTI3
BIUIMBY Ha MOKa3HUKU OIODKETY JJis MOTEHIIITHOI KOrOpTH MAIIEHTIB HE MOXe OyTH
npoBe/ieHN 0e3 ypaxyBaHHS BUIIE3a3HAYCHUX YMOB.

OTxe, BpaxOBYIOUM HEMOXKJIMBICTh BU3HAUEHHS HA JAHOMY €Tari MOTEHIIHHO1
KUTBKOCTI TAI[IEHTIB, 1[0 MOXYTh OTPUMYBATH JIIKyBaHHS IMIMVIIOIEPA30I0,
TaJITIIIONEpa3o anb(a Ta Benariolepa3or aidbha B paMKax HOBUX CIIEHApIiB,
YIIOBHOBa)XEHUM OpraHoM OyJio IPOBEAECHO PO3PAaXyHOK BUTpAT HA OJHE BBEICHHSA Ta
Ha piyHuil Kypc 3actocyBanHs @3T i nikyBaHHS xBopoOu ['ome tuny 1 Ha ogHOTO
naiieHTa (Tabsmis 6). Po3paxyHku 0yso MpoBeIeHO 3 ypaxXyBaHHIM, 1110 CEPETHS Bara
J0pOCIIoro naiieHTa craHoBUTh 70 kr, Bara autuHu — 30 Kr. BapTicTh J1iKyBaHHA yciMa
JIKapChbKUMHU 3aco0aMU poO3paxoBaHO 3 MaTEeMaTHUYHUM OKPYIJIEHHSIM KUIBKOCTI
(b1aKOHIB 10 LIJIOTO YHUCJIA.

Tabmums 6. Anamniz BUTpaT Ha OJHE BBEACHHS Ta Ha PIYHUM KypC 3aCTOCYBaHHS
®3T nns nikyBaHHs XxBopobu ["omie Tuny 1 Ha oJlHOTO MarfieHTa

ITapametp Imirmonepasza | Taairmonepasa | Beaarsonepasa
ajabpa ajabpa
dopma BUITYCKY Ta MOPOIIOK  JUISI | TOPOIIIOK MOPOIIOK  JIJIst
J03yBaHHS NPUTOTYBaHHS mioimizoBaHUN | pO3UUHY TUISt
KOHIEHTPATY JUIs | Iuist po3uuny 11 | iHdy3id, mo 400
pO3UYUHY st | iHGy3id mo 200 | O; 1 ¢umakon 3
iHpy3it mo 400 [ O; 1 ¢makon 3 | moporrkom y
Ol mo 1 abo 5 | mopomkom y | KapTOHHI
¢brakoHiB 3 | KAPTOHHI KOpoO1I1i
MOPOLIKOM y | KopoO1i
KapTOHHIM
KOpoOIIi
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Cxema 3acToCyBaHHs, 60
OJl/xr
KpatHicTh BBe/IeHHS B 26
piK
[ina 3a 1 ¢nakoH, rpH* 30 888,85 10 230,00°" 33 909,64°2

Hopocni
KinbkicTe ¢akoHiB Ha 1 11 21 11
BBCJICHHS
Butpatu Ha 1 BBeneHHS, 339 777,35 214 830,00 373 006,04
T'PH
Butparu Ha naiienta Ha 8 834 211,10 5 585 580,00 9 698 157,04
1 pik, rpH

Jimu

KinbkicTs ¢akoHiB Ha 1 5 9 5
BBEJICHHS
Butpatu Ha 1 BBeneHHS, 154 444,25 92 070,00 169 548,20
I'pH
Butpatu Ha naiienTa Ha 4 015 550,50 2 393 820,00 4 408 253,20
1 pik, TpH

*¢i0nosiono 0o nucma MO3 6i0 16.02.2022 Ne 25-04/4617/2-22 ona npoeedeHHsi po3paxyHKie 0y10
BUKOPUCMAHO OCMAHHI OOCMYNHI 8apmMOCMi JIKAPCbKUX 3acodié 3a pe3yibmamamu mopeis,
npogedenux /I «Meouuni 3axynieni Ykpainuy, wjo 0ocmynHi 6 eiekmponHiti cucmemi nyoOniuHux
3aKynigens.

BinmoBinHO 10 mpoBeeHUX pO3paxyHKIB Ha oAHE BBeAeHHS JI3 iMmirmtonepasa
HeoOxigHo 11 ¢uakoHIB Ha OMHOTO NOPOCTOro MalieHTa Ta 5 (IaKOHIB HA OJHY
TUTHHY, 10 Yy BapTicHOMy BuMIipi (26 BBemenb) cranoButh 8 834 211,10 rpH Ta

30r1iHa 3 eJTEKTPOHHOT CHCTEeMH MyOMIYHIX 3aKyIiBelb BiAMOBIIHO 10 TOPTriB 3a mpexameroM 3akymiBii «/IK 021:2015 — 33600000-6 ®apmareBTidanHa
npoxykmisa (Imirmonepasa 400 OM)», 3amoBHEK — JI1 «Mennuni 3axyniBai Ykpainu», orosip mpo 3akymiBmo Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c
3lriHa 3 eJTeKTPOHHOT CHCTEeMH MyOMiYHIX 3aKyIiBelb BIAMOBIAHO 10 TOPTriB 3a mpexameroM 3akymiBii «/IK 021:2015 — 33600000-6 ®apmarneBTiaHa
npoaykiis (Imirmonepaza abo Tanmirmonepasa ansga, abo Benarmonepasa ansda 200 O abo 400 OJ)», 3amoBHuk — I «MeauyHi 3aKymiBii
VYkpaiuu», 1orosip mpo 3akymismo Big 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c
3211iHa 3 eTEKTPOHHOT CHCTEMH MyOMIYHIX 3aKyIiBelb BIAMOBIHO 0 TOPTriB 3a mpemmeToM 3akymiBii «IK 021:2015 — 33600000-6 ®apmareBTiaHa
npoaykiis (Benarmonepasa aispa 400 O1)», 3amoBHuk — IIT «MenuuHi 3akymiBii YkpaiHu», Z0rosip mpo 3akymisimro Big 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
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4 015 550,50 rpH B yacoBoMmy ropu3oHTi Ha 1 pik BinnosinHo. Ha ogne BBenenus JI3
Tajirmonepasa anb@a HeoOxinHO 21 (yrakoH Ha OAHOrO OPOCIOro maiieHra ta 9
¢db1akoHIB Ha OJIHY AWTHUHY, 110 y BapTICHOMY BuMIpi (26 BBElI€Hb) CTAHOBUTH
5 585 580,00 rpu Ta 2 393 820,00 rpH B yacoBOMY ropu3oHTI Ha 1 pik BignoBigHo. Ha
onHe BBeaeHHs JI3 Bemarmionepaza anbda HeoOxigHO 11 ¢uakoHIB HA OJHOTO
JOPOCIIOTO MallieHTa Ta 5 (JIaKOHIB HAa OJHY JAMTHUHY, [0 y BapTicCHOMY BUMIpi (26
BBe/IeHb) cTaHOBUTH 9 698 157,04 rpH Ta 4 408 253,20 rpH Ha 1 pik BianosigHo. OTXKeE,
MpoBeeHui aHai3 BUTpaAT Ha 3actocyBaHHs D3T nns nmikyBanHs xBopoou ['omre 1
TUIy Ha OJHOIO NAalll€eHTa CBIJYUTH MPO T€, IO HAWMEHII BUTPATHOIO OMIIIEI0
JIKyBaHHS € Tepanis Tajlirolepa3or anbdpa, HAHAOPOKUOK — BeEJariiolepa3oro
anbda.

Bianosigno go mucrta MO3 Vkpainu Bin 26.07.2022 No 25-01/16746/2-22
YIOBHOBaXEHUM OPTraHoM OYJI0 JOJATKOBO MPOaHATI30BAHO MEPENIIKU BIAIIKOIYBAHb
pedepeHTHUX KpaiH Ta kpaiH CxigHoi €Bpomu 3 METOI0 MOWIYKYy IiH (Ha piBHI
BUPOOHHMKA) Ha 3asBJICHY MEIUYHY TexHoJorito ctaHoM Ha 01.08.2022 (tabmuus 7).

Tabnuus 7. L{inn Ha nikapcbkuit 3aci0 iMironepasa B peepeHTHUX KpaiHax Ta
kpainax CxinHoi €Bponu

Kpaina ina 3a ¢uakon Ilina B ekBiBaJIeHTI*
AnbaHis BigcyTHs?
Binopyck BigcyTHsS>*
Bonrapis 2 346,21 6onrapchKkux 44 795,95 rpu
(5
Bocwis i epuerosuna BincyTH®
[penis 1 218,31eBpo?’ 45 487,43 rpH
Ecrtonia BincyTH®
Jlarsilicbka PecniyOmika | Bigcytas™®
JlutBa BincyTnsa*’

33 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf

34 https://www.rceth.by/Refbank/reestr_drurregprice/results

35 https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml

36 http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova

3Thttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 12-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

38 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads

39 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
“Ohttps://ligoniukasa.lrv.1t/lt/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4
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Monnosa

BigcyTHsa*!

[TiBaHiyHa MakenoHis

Biz[cyTH;I42

Pecny6uika Ilonbiia

5797,75 3notux*

45 697,87 rpH

Pymynis 6 393,92 pyMyHCBKUX 48 378,32 rpH
neit

Cep0Ois BigcyTHa®

Cnosanpka PecriyOmika 1 188,49 eBpo™® 44 374,06 rpu

Cnosenis 1 245,03 eBpo®’ 46 485,06 rpH

Vropiuuaa BigcyTHsa*®

Xopsaris 10 090,99 kyn* 50 109,84 rpu

Yecobka PecryOiika 32 384,08 yechkux kpon’ |49 129,89 rpu

YopHoropis 1 343,50 eBpo°! 50 161,59 rpu

*3a ogiyitinum xypcom HEY cmanom na 01.08.2022°?

Orxe, 1iHa Ha JIKAPCHKUM 3acid IMIrIIoNepasa 3a pe3ysbTaTaMu TOPTiB,
nposeaeHux JI1 «Mennuni 3akymiBmi Ykpaiau» Ha piBai 30 888,85 rpa 3a 1 ¢uakow,
€ HIKYOIO 32 IIHM JIOCTIKYBaHUX KpaiH y TPUBHEBOMY €KBIBaJICHTI.

Takox BignmosimHo 10 aucta MO3 Ykpaiau Big 26.07.2022 Ne 25-01/16746/2-
22 Ta Bim 08.08.2022 Ne25-01/17921/2-22 mono MOUUIBHOCTI YKJIaJdaHHS JIOTOBOPIB
KEPOBAaHOTO JIOCTYITy YIOBHOB)KEHHUM OpraHOM OYyJIO JOJATKOBO TpOaHaIi30BaHO
pexkoMenaanii opranizaiiii 3 OMT iHmmX kpaid moao JI3 iMmirmronepasa (Tadmuis 8).

41 https://amdm.gov.md/ro/page/catalog-national-de-preturi-de-producator-la-medicamente

42 https://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc
43 https://www.gov.pl/web/zdrowie/leki-refundowane

#* https://cnas.ro/lista-medicamente/

4 http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

46 https://www.health.gov.sk/?zoznam-kategorizovanych-liekov

4T https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivde/
“8http://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pu pha/Vegle
ges_ PUPHA .html

49 https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova

30 https://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni

3! https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf

32 https://bank.gov.ua/ua/markets/exchangerates
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Tabmuusa 8. Pekomennauii opranizauii 3 OMT B iHmux Kpainax mozgo JI3

IMIrTIonepasa

OMT opranizanis

Pexomenmamia®

Hauionanbnui
IHCTUTYT OXOPOHH
310pOB’A i
JOCKOHAJIOCTI
MeANYHOI JOMOMOI'H
Beaukoi bpuranii
(National Institute for
Health and Care
Excellence, NICE)

O1iHKa HE MPOBOANIACK.

Koncopuiym 3
JiKapcbKHX 32c00iB
IHoTaanaii (Scottish
Medicines
Consortium, SMC)
“Beaaruawonepasa
anb(a, NOPOLIOK JJIst
po3uuny s indy3ii
400 O (VPRIV®).
SMC Ne 681/11”,
07.09.2012%

VY 3B's3Ky 13 BigcyTHicTIO Y SMC 3BiTY 110710 IPOBEICHHS
otiHku JI3 iMirsronepasa, yrmoBHOBaKEHUM OPraHOM OYJI0
poaHaIi30BaHo 3BIT 11010 JI3 Benarmornepasa anbda.

JI3  Bemarmionepaza  anbpa  PEKOMEHJOBAHO 1O
BUKOPHUCTaHHS B Mekax HaiioHambHOT CIy»0u 370pOB's
(NHS) IoTmanmii.

Bcranoeneno, 1m0 Benarmionepaza  anbda  He
noctymaeThes iHmMM JI3 1 nposenenns 3T narieHTam
13 xBopoboro ['omie 1 tumy.

L[5 pexomenoayin SMC spaxogye nepesazu 3acmocy8aHus
cxemu Oocmyny nayienmie (PAS), saxa noxpawye
eKOHOMIUHY egexmugHicmob Genaecnoyepasu anvga. Ll
pexomenoayins ~ SMC  3anexcumv  8i0  nOCMIUHOL
oocmynnocmi PAS' y meocax NHS Lllomaanoii.

Pestome wooo nopisnanbHUX eKOHOMIUHUX OQHUX:
Kommanis, mo mopana 3asBy, MpeicTaBUja Pe3yJbTaTd
MPOBENIEHOTO aHaji3y MiHIMIi3allii BUTpAT, y SKOMY OyJI0
nopiBasiHO JI3 Benarmronepasa anbda 3 JI3 imirmronepasa
U1 TIpoBeJeHHS JoBroctpokoBoi ®3T mamieHTam 13
xBopo6oro ['ome 1 tumy. B anamizi O0ymo BUKOpPHUCTaHO
MOKUTTEBUM YaCOBUM TOPU30HT. Burtpatun BrIrOYanu
BUTpaTH Ha JI3 Ta iX BBeneHHA. B ananizi 6y10 8paxoeano
yiny supoonuxa (list price) JI3 imienroyepasa.

Kommanis 3asBuna mpo PAS, BignmoBimHO 10 siKOi Oyso
3ampoONOHOBAaHO 3HWKKY Ha JI3 Bemarmronepasa anbda, mo

33 https://www.scottishmedicines.org.uk/medicines-advice/velaglucerase-vpriv-fullsubmission-68 111/
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3aCTOCOBYETHCA 110 1iHU BUpoOHuKa (list price).
PesynbTatn mokazanu, mo 0e3 PAS 3aranpHa OIliHOYHA
BapTICTh MOXHUTTEBOrO JIKyBaHHA OJHOro mnaunieHTta JI3
Benarmonepasa anbda cranoButh 5 206 513,00 dyHTIB
crepmiariB (231 348 801,90 rpu), JI3 imirmronepasa -
3 973 868,00 ¢ynriB crepiinris (176 576 837,65 rpH), 1110
BKa3ye Ha Te, 110 JiikyBaHHs JI3 Benarmtonepasa anbda €
nopoxkunM  Ha 1232 645,00 QyHTIB  CTEpIIHTIB
(54 771 964,25 tpH) nopiBHsiHO 3 JI3 imirmronepasa i,
otmxke, JI3 Bemarmroniepasa anbda He Oyne JOMIHAHTHOIO
TEXHOJIOTI€I0 BIAMOBIIHO A0 aHaji3y MiHIMIi3alli BUTpaT.
be3 PAS pesynbratu mokaszanu, 110 3arajbHa BapTiCTh
nmikyBarHs JI3 Bemarmiorniepasa ambda OJHOTO Malli€HTa
IPOTATOM POKY cTaHOBUTH 226 067,00 pyHTIB CTEpIIHTIB
(10 045 174,11 rpu), JI3 imirmronepasa - 173 198,00
¢yuTiB cTepainriB (7 695 966,53 rpH), 110 BKa3ye Ha Te,
o JikyBaHHs JI3 Benarmonepasa anbda € 10poKIuM Ha
52 869,00 ¢yuriB crepminriB (2 349 207,58  1pH)
nopiBHsHO 3 JI3 imirmtoniepasa i, omxke, JI3 Benmarmronepasa
anbga He Oy/e JTOMIHAHTHOIO TEXHOJIOTIE BIAMOBIIHO 10
aHaji3y MiHiMizairii Butpat. OHak, sKio BpaxyBatu PAS
Ipu MPOBEICHH1 aHamnizy, JI3 Bemarmtonepasa anbda crae
EKOHOMIYHO €()EeKTUBHUM BapiaHTOM JIIKYBaHHS.

AHaJi3 4yTJIMBOCTI TTOKAa3aB, 1110 IIPH BCIX TOCTIKYBAaHUX
CIeHapisiX 3a YMOBH 3actocyBaHHs PAS Benarmionepasa
anb(Qa 3amumaerbes aemesmum JI3.

Byno BCTaHOBIIGHO BIJCYTHICTh 3HAYHHMX HEIOJIKIB Yy
npoBeeHoMy aHaii3i. Takum yuHOM, JI3 Benarmionepasa
anb(a MpoAEMOHCTPYBAB €KOHOMIYHY JOIUIBHICTb.

HauionanbHuii opran
3 NUTAHb OXOPOHU
310poB'a Opanuii
(Haute Autorité de
santé or French
National Authority for
Health, HAS)

Orinka HEe MPOBOIUIIACK.

Kanaacobke areHTCTBO
JIiKapChKHX 3aC00iB Ta
MeIUYHHUX TeXHOJOriu

Y 3B'm3ky i3 BiacytHicTio y CADTH 3BiTty momo
npoBenieHHs orinku JI3 imirmronepasa, ymoBHOBaKEHUM
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for Drugs &
Technologies in
Health, CADTH)
“BeaarJonepasa
anbda”, 28.10.10%
“Taairawonepasa
anbda”, 15.08.2014°°
“®D3T pus JikKyBaHHS

KJIiHIYHA
eexkTHBHICTD”,

14.08.20176

(The Canadian Agency

xBopoou I'ome Tumy 1:

opraHoM OyJi0o mpoaHami3oBaHo 3BiTH wono JI3
BeJarolepasa ajibda Ta Tajirironepasa ajibda.
ExcriepTHUIl KOHCYJIBTATUBHUM KOMITET 3 JIKAPCHKHUX
3aco0iB Kanagun (CEDAC) pexkoMeHlye BKIIIOUEHHS IO
nepeniky JI3 Bemarmroniepasa anbda A MaIi€HTIB 13
xBopoboro Tome 1 Tumy y IOPpUCOUKLIAX, SKi
3abe3mneuytoTh (iHaHcyBaHHA JI3 iMirmroriepasa, axuo ye
npuzgede 00 eKOHOMII KOulmis.

Y omHomMy 3 OOIpyHTyBaHb IIi€l peKOMEHJaIlil
3a3HAYA€ThCS, L0 BeJarimolepasa aib(pa € JEHIeBIIO0
MOPIBHSHO 3 IMIMTIONEPa30r0 (3aJIeKHO Bij 103U Ta Baru
TaIfieHTa).

VY nepepaxynky Ha OJ] JI3 Benarmonepasa anbda (4,89
ka"ajachkux nonapiB (139,25 rpu) 3a OJ]) € nemeBmmm,
HIX IMirTronepasa (6,15 kanaacbkux gonapis (175,13 rpH)
3a O/]). OnHak, BpaxOBYHOYH MMOTEHIIINHY 103y Mpenapary
ta HasBHICTH (yakoHiB 200 ta 400 OJ] imirmrouepasu
(TOpiBHSHO 3 THM, IO BeJarirorepas3a ambda J0CTyIHa
mume 'y Bursial  ¢uakony 400 OJl), ana  geskux
KOMOIHAII1} 103 1 Bary maIfi€eHTa iMirironepa3a Moxe OyTH
JEMIEBIIO (HANpUKIaA, Ui TMeIlaTpUYHUX TaIli€HTIB,
K1 BaxkaTh MeHie 10 kr i moTpeOyroTh 103u Big 45 OJ1/xr
1m0 60 OJI/kr).

CepenHs piuHa BapTIiCTh JIIKYBaHHS OJHOTO TarieHTta JI3
Benarmionepasa  anbda konupaeTbess Big 50 830,00
KaHaachkux ponapis (1 447 424,91 rpu) no 609 960,00
kaHaachkux goiapiB (17 369 098,97 rpH), 3ameKHO Bif
Bary mnairieHTa (xmiamasoH: Big 20 kr qo 80 kr) i mo3u JI3
(miamazon: Big 30 O/kr no 60 OJI/kr). Y mopiBHSAHHI 3
imirmonepaszoro, enuauM iHmuM JI3 mng O3T, o
JOCTYIHUHN TmarieHTaMm 3 XBopoboto ['ome 1 Tumy y
Kanani, 3actocyBanns JI3 Bemarmirorniepasa anbda Moxke
npu3BeCTH 10 ekoHoMmil y 5 720,00 xaHaJICHKUX JT0JIApiB
(162 881,58 rpH) mpu piuHid BapTOCTI JIKYyBaHHS
157 560,00 xanancbkux gosnapis (4 486 647,05), 3anexxHo
BiJl JIO3W JIKyBaHHS Ta KUIBKOCTI JI3, sKi y HaIMIIKYy
(wastage).

4 https://www.cadth.ca/velaglucerase-alfa
33 https://www.cadth.ca/taliglucerase-alfa

36 https://www.cadth.ca/enzyme-replacement-therapy-treatment-gaucher-disease-type-1 -clinical-effectiveness
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JI3 Tanirmonepasa anbda He peKOMEHI0BAHO, alie Y 3BiT1
3a3HAYEHO, 110 3a 3asBJICHOI0 MiHOW (3,24 KaHAJICHhKUX
nonapiB (92,26 rpu) 3a OJl), tamirmronepaza anbda €
nemesmoro, HK iHON JI3 mna ®3T (4,89 kaHaacbkux
nonapiB (139,25 rpu) 3a OJ] (Benarmtouepasza ajibda) Ta

6,15 kanaacekux gonapie (175,13 rpH) 3a O]
(imirmonepasa)).

BinnosigHo, y CEPEAHBOMY piK JTIKyBaHHS
Tajiraouepasor0  anbpa  craHoBUTh 286 575,00

KaHaachkux nonapis (8 160 452,39 rpu); iMiraomepa3oro
- 543 660,00 xanancekux monapiB (15481 153,43 rpH)
npu 3actocyBaHHi ¢uakony 400 OJ] Ta 575 640,00
kaHajacbkux gonapie (16 391 809,51 rpH) npu
3actocyBaHH1 ¢akony 200 O/]; Benarmronepa3orw anbda
- 457 470,00 xanaacekux gonapiB (13 026 824,23 rpn).
iam 3a ¢uakon imirmronepasu (400 Ol - 2 450,00
KaHaJcbkuX nonapis (69 765,71 rpH) Ta 200 O/ - 1 230,00
KaHaAChKkuX nonapiB (35 025,23 rpH) Ta Benarirolepasu
anwsda (400 O/JI - 457 470,00 kanaacekux nonapis (13 026
824,23 rpH)) Oymo B3dTO0 31 3BiTYy oOIlHKH JI3
BeJarirolepasa anbga.

ABcTpasiiicbKkui
KOHCYJIbTATUBHU U
KOMiTeT 3
dapmaneBTHYHHX
nepesar
(Pharmaceutical
Benefits Advisory
Committee, PBAC)

IIpoepama JI3, wo psmyroms scumms (Life Saving Drugs
Program - LSDP) - BKIIFo4eHO" .

ATEHTCTBO
(papmaneBTHYHOrO
MeHeakMenTy HoBoi
3eaanii
(Pharmaceutical
Management Agency,
PHARMAC)
“PilmieHHs MPo mepexizg
Bij 3asIBM KOMicii 10

V pimeHH1 mpo mepexia Bix 3asBH KOMICii 10 MPOBEICHHS
mporecy cmneriaabHuM  opraHoM mompo DO3T  mus
JikyBaHHa xBopoOu ['omre Bim 15.06.2022 3a3navaeTbes
npo ¢inancyBanns JI3 imirmronepasa 3 01.07.2022 poky;
JI3 cyOcuayernes 3a miHo0 2 144,00 HOBO3EIaHICHKUX
nonapis (49 174,36 rpn).

37 https://www.health.gov.au/resources/collections/life-saving-drugs-program-resources-gaucher-disease

40



Iviznoyepaza ons nikyeanns xeopoou I'owe mun 1 (Oopocaux ma dimeti), 01.09.2022

NPOBeIeHHS NMPoLecy
creuiaJJbHUM OPraHoM
mono P3T nnsa
JIIKYBaHHSI XBOPOOH
Tome”, 15.06.2022%

IncTuryT sikocTi i
eexTHBHOCTI Y
CHCTEMIi OXOPOHH
3n0poB’ss Himeuunnu
(Institut fiir Qualitit
und Wirtschaftlichkeit
im Gesundheitswesen,
IQWiG)

O1iHKa HE MPOBOAMIACK.

ITanilicbke areHTCTBO
3 JiKapCcbKHUX 32c00iB
(Agenzia Italiana del
Farmaco, AIFA)

O1iHKa HE MPOBOAMIACK.

ArentcTBo 3 OMT Ta
Tapu(HOI CUCTEMU
Hoabi (Agencja
Oceny Technologii
Medycznych,
AOTMIT)

Or1iHKa HE MPOBOAMIACK.

Hauionaabunii
IHCTUTYT OXOPOHH
3nopoB'ss Hinepiaanais
(Zorginstituut
Nederland, ZIN)
“BeJjiariiouepasa
aabda (VPRIV) nas
TpuBaaoi ®3T npu
xBopo0i I'omre 1
tumy”, 13.06.14%

VY 3B"13Ky 13 BiACyTHICTIO Y ZIN 3BITY 1070 MPOBEICHHS
ominku JI3 iMirronepasa, yrioBHOBaKEHUM OPraHOM OYJI0
poaHaIi30BaHo 3BIT 11010 JI3 Benarmonepasa anbda.

JI3 Benarmrorepasza anb(a peKOMEHIOBAHO BKIIOYUTH Yy
nepenik. Y 3BITI 3a3HAYEHO, IO aNTeYHl 3aKyMiBeIbHI
uinu (6e3 I[1/IB) 1 Benarmionepasu anbda, 1 iMIraonepasu
ctaHoBiATh 939,75 eBpo (35 086,98 rpH) 3a daaxon 200
Ol Ta 1 879,50 eBpo 3a dmakon 400 OJ (70 173,95 rpn),
BIJIMOBIIHO BUTpaTH Ha 28 nHIB JiKyBaHHS obOoma JI3
(marieHT i3 cepeHboro Baroro 70 kr, qo03a - 60 OJI/kr oguH
pa3 koxHi nBa TwkHI (=300 OJl/nenp)) - 39 469,50 eBpo
(1473 652,99 rpn).

38https://pharmac.govt.nz/news-and-resources/consultations-and-decisions/2022-06-15-decision-to-move-from-panel-application-to-special -authority-
process-for-enzyme-replacement-therapy-for-gaucher-disease/
Shttps://www.zorginstituutnederland.nl/publicaties/adviezen/2013/06/13/velaglucerase-alfa-vpriv-bij-langdurige-enzymvervangingstherapie-bij-de-

ziekte-van-gaucher-type-1
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IHeTUTYT KIIHIYHHX OuiHka HEe MPOBOJINUIIACK.
Ta eKOHOMIYHHX
pocaimxens CIINA
(Institute for Clinical
and Economic Review,
ICER)

*0n5 nopien08aHoCmi 6apmocmi 6 2pH 6KA3AHI 8 NePEPAxyHKY 8ION0BIOHO 00 oghiyitinoeo kypcy HBY
cmanom na 01.08.2022%

3a pe3yiapTaTaMu JOJATKOBO MPOBEACHOTO TMOIIYKY MyOJiKaiid, y sSKHX
OIIIHIOBAJIaCh €KOHOMIYHA JIOULIBHICTh B YACTUHI €()EKTUBHOCTI BUTPAT BUKOPUCTAHHS
IMITIIIONepa3u I JIIKyBaHHS XBopoOu ['ome Tumy 1 3HaliieHO HUXYEHABEACHI
myOJTiKaIii:

1) van Dussen et al., 2014 “Anaini3 BapTicTh-edekTuBHICTh 3T m1s1 NiKyBaHHS
xBopo6u I'ome Tumy 176!

Mema: Ouinutu edextuBHicTh BUTpaT O3T MNOPIBHSIHO 31 CTAHIAPTHOIO
MeIu4HOIO0 Aornomororo 6e3 @3T y koropTi naiieHTiB 13 3axBoproBaHHsAM ['omie 1 Tumy
B Hinepnangax.

Memoo: monenb nepexoay MK CTAaHAMHU.

Pesynemam™*: Tlpotsirom 85 poKiB KUTTS TAIlI€HT, 110 HE OTPUMYE JIIKYBaHHSI
xBopoOu ['omie 1 tumy, reHepye 48,9 pokiB 6e3 ypakeHHs OCHOBHUX opradiB (Years
free of end organ damage, YFEOD) (crimenekTomisi, yCKIaHEHHS KICTKOBO1 CHCTEMH,
3MI0SIKICHA TYXJIMHA, MHOKMHHI YCKJIaJHEHHs) Ta 55,86 MOMaHMX POKIB JKUTTA,
ckopuroBanux 3a skictio (QALY). Ilouatrok ®3T y cHMMOTOMAaTHYHOrO TMAaI[i€HTA
30upIye piBeHb YFEOD Ha 12,8 pokiB, Toai K KUIbKICTh oTpuMmaHux QALY
30utbmyeThes Ha 6,27. Cepenni mopiudi Butpata Ha O3T cknagarots Big 124 000,00
eBpo (4 629 726,00 rpu) 1o 258 000,00 epo (9 632 817,00 rpH) Ha marieaTa. Butpatn
Ha OXXHUTTEBY P33T mounHAIOYM 3 CUMITOMATUYHOI cTajii cTaHoBIATE S5 716 473,00
eBpo (213 433 094,16 rpu) npotu 171 780,00 eBpo (6 413 663,97 rpH) 6e3 D3T,
pisaunsg - 5 544 693,00 eBpo (207 019 430,19 tpH). Omorce, inkpemeHmanrbHull
nokazuux epexmuenocmi eumpam (ICER) wna oooamkosuii YFEOD ma Ha
oooamxkosutt QALY cmanoensams 434 416,00 espo (16 219 572,98 epu) ma 884 994,00
espo (33 042 578,48 epn) 6ionosiono.

2) Connock et. al., 2006 “KiiniuHa epeKTHBHICTh Ta €KOHOMIYHA JOLIBHICTD
®3T ans pikyBaHHS XBopoOu [ olire: cucteMaTHyHUM ormsn’ %%

Mema: ®3T (BHYTpIITHLOBEHHE BBEICHHS IMITTIONEPa3d) BUKOPUCTOBYETHCS
JUIS JIIKYBaHHS MAIIEHTIB 13 CHUMIITOMATHYHOIO XBOpoOoro ['ome tumy 1 ta 3 mis

%0 https://bank.gov.ua/ua/markets/exchangerates

61 van Dussen L, Biegstraaten M, Hollak CE, Dijkgraat MG. Cost-effectiveness of enzyme replacement therapy for type 1 Gaucher disease. Orphanet J

Rare Dis. 2014 Apr 14;9:51. doi: 10.1186/1750-1172-9-51. PMID: 24731506; PMCID: PMC4022049 https://www.ncbi.nlm.nih.gov/pubmed/24731506

92 Connock M, Burls A, Frew E, Fry-Smith A, Juarez-Garcia A, McCabe C, ef al. The clinical effectiveness and cost-effectiveness of enzyme

replacement therapy for Gaucher's disease: a systematic review. Health Technol Assess 2006;10(24) https://www.ncbi.nlm.nih.gov/books/NBK62295/
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3MEHIIEHHS CHUMIITOMIB 3aXBOPIOBaHHA Ta  3amo0iraHHs  JIOBFOCTPOKOBOMY
MOTIPIIEHHIO 370pOB's. METO0 LBOTO OIVISIAY € BUSHAUYECHHSI KIIIHIYHOT €()EKTUBHOCTI
Ta eKOHOMI4HO1 fJouiibHOocTI @3T y JiKyBaHHI CUMITOMAaTHYHOI XBopoOu ['ore.

Ouyinka ekoHOMIUHOT OoYiIbHOCI

Bumpamu*: Cepenns BapTiCTh JIIKyBaHHSI OJHOTO MAlllEHTa MPOTATOM POKY Y
Amnrmnii Ta Yenbci cranoBuTh npudnu3zHo 86 000 ¢hyuTiB crepinris (3 821 367,00 rpH).
BapricTh siKkyBaHHSI OJTHOTO MAall€EHTa CYTTEBO PI3HUTHCS, 3aJE€KHO BiJ HEOOXIIHOI
T03H.

ICER na QALY*: Byno 3HaiiieHO YOTUPHU €KOHOMIYH1 OI[IHKU. 3a pe3yibTaTaMu
PO3paxyHKIB YCIX OIIIHOK OyJ0 BCTAaHOBJIEHO JyX€ BHCOKY BapTicTh Ha QALY.
OckilbkM OCTaHHIM omyOJikoBaHW 3BIT OyB pgatoBaHuii 1996 poxom, Oyio
po3po0JIeHO HOBY EKOHOMIUHY Mojieib. Mojienb MapkoBa Oyiia moOy1oBaHa Ha OCHOBI
pyXy Mali€HTIB MK CTaHaMH, BU3HAYEHMMU HA OCHOBI MOJM(IKOBAHOTO I1HAEKCY
TSDKKOCT1 3axBoproBaHHs (Severity Score Index - SSI). Buremiicte mapameTpiB juist
moOy10BH MOJIesIi OYJ10 OTPUMAHO 3 OITyOJI1KOBaHOT JIiTepatypu. Y 6a30BOMY ClIeHapii
Oyno BukopucTaHo mpunymieHHs, mo ®3T 3abe3nedye marieHTaM TMOBHE 370POB’ 4.
Pospaxynkosuit ICER y 6azoBomy cuenapii cranoButh Bim 380 000,00 ¢yHTIB
ctepainri (16 885 110,00 rpn) mo 476 000,00 dynris crepainris (21 150 822,00 rph)
Ha QALY 3anexHo BiJ TCHOTHUITY.

Ananiz yuymaueocmi*: 3a JIOMMOMOTOI OJHO(MAKTOPHOTO aHaji3y YyTJIMBOCTI
OyJ70 AOCHIIHKEHO CIieHapii HEMOBHOIO BiJHOBJIEHHS 3A0poB's 3a monomorow O3T,
3HAYHOTO TMPOTPECYBaHHS 3aXBOPIOBAHHS y KOTOPTI MAalli€HTIB, 1[0 HE OTPUMYBAJIU
JIKyBaHHs, Ta JIKYBaHHS JIMIIE HAHOUTBIN ypakeHUX narieHTiB. Lle mpu3Beno 10 Takux
ICER: npubnuzuo 1 400 000,00 dynTi crepainris (62 208 300,00 rpH), 296 000,00
¢bynatiB crepainrie (13 152 612,00 rpH) T1a 275 000,00 QyHTIB CTepiiHTIB
(12219 487,50 rpH) 3a QALY BinmorigHo. ba3osa Bapticth onunwmii JI3 cTaHOBUTH
2,975 ¢yntiB crepminrie (132,19 rpu). o6 orpumatu ICER 30 000,00 ¢yHTIB
ctepainriB (1 333 035,00 rpH) 3a QALY, BaprticTs oaunwuili JI3 HeoOXiqHO 3MEHITUTH
B necsaTh pasziB 10 0,30 dbynTIB crepainris (13,33 rpn). [Ipu BapTocTi onuaMI 1 HyHT
ctepninriB (44,43 rpH) ICER cranoButume 120 000,00 ¢pynTiB crepminris (5 332 140
rpH) 3a QALY.

*0115 nopieH08aAHOCMI 6apMOCMI 8 2PH 8KA3AHI 8 NEPEPAXYHKY 8I0N08IOHO 00 oiyitinozo Kypcy HPY
cmarnom na 01.08.20225

5) nani moao kopekTHOCTi iHdopmaunii Mpo HasiBHiCTL a00 BiACYTHiCTH
€KOHOMIYHMX Ta KJIIHIYHMX TMepeBar 3acTOCYBAHHS JIKapCcbKOro 3acoly
NMOPIBHAAHO 3 iHIIMM JiKApChbKUM 3ac000M a00 IHIIOW MeIMYHOK TEXHOJIOTIEI0
(abo ix BiaCyTHOCTI), HaJlaHi 3asIBHUKOM

63 https://bank.gov.ua/ua/markets/exchangerates
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Bianosigno o n.7 Hopsaky nepxkaBHa OMT 3a ckopodeHOI0 TPOILEAYPOIO HE
nepeadavyae MpoBEACHHS €KCIEPTU3U MOJaHUX 3aIBHUKOM 3asiBH 1 JIOCh€, HA MIJCTaB1
AKUX MOYXHA 3pOOUTH BUCHOBOK IPO KOPEKTHICTh Ha/IaHOi 1H(OopMaIii.

4. PexoMeHAaNil 11010 BKJIYEHHS (BUKJIKYEHHS) JiKapCbKOro 3acody 10
(3) HamioHaJbHOr0 mepeiky OCHOBHHUX JIIKAPCHKHMX 3aco0iB Ta (a0o)
HOMEHKJIATYp (IepeJiikiB, CIHMCKIB, PeecTpiB), IO 3aKYNOBYIOTHCH 32 KOIUTH
JAEPsKaBHOI0 OKO/KETY VISl BUKOHAHHS MPOrpaM Ta 31iCHEHHS HEeHTPAJII30BaHUX
3aX0/4iB 3 OXOPOHM 3/10pPOB’si, Ta (a00) pexkoMeHAAWLil 1040 3aCTOCYBAHHS JJIsI
mijieil OXOPOHHM 3A0pPOB’HA  JIIKAPCBKOro 3acoly, omiara, 3aKymniBjias a0o
BIIIIKOAYBAaHHS BApPTOCTi SKOr0 3AIMCHIETHCH 3 METOKW BHUKOHAHHS
perioHaJILHUX WiJILOBUX MPOrpaM 3 OXOPOHM 3JA0POB’sl, II0 NOBHICTIO YU
YACTKOBO (PIHAHCYIOTHCH 32 PaxXyHOK KOWITIB MicueBMx OromxeriB, Ta (200)
pexoMeHaanii 00 YKJIAJAeHHsI 200 MPOJOB:KeHHA Ail (MPOJOHramii) 10roBopiB
KEPOBAHOIO0 A0CTymy Ta (200) i pekoMeHaalil y pa3i He0OXiTHOCTiI yXBaJleHHS
pPillieHb B CHCTEMIi OXOPOHH 310POB’H

Cranom Ha 23.05.2022 BignoBinHo a0 3BepHeHHs MO3 Ykpainu Big 16.02.2022
Ne 25-04/4617/2-22 Ta Bix 26.04.2022 No25-01/9331/2-22 nposeneno aepxasny OMT
3a CKOPOUYCHOI MPOIIEAYPOI0 JIKAPCHKOTO 3aco0y IMITIIIoNepasa s JIIKyBaHHS
xBopoOu ['omie Tun 1 (mopocnux ta giteit). Bignmosiguo 1o m. 22 [lopsiaky BUCHOBOK
YIIOBHOBA)KEHOT'O OPraHy Ma€e peKOMEHIallIMHUN XapaKTep.

Cranom Ha 01.09.2022 0HOBJIIEHO BUCHOBOK YIIOBHOBAYKEHOI'O OPTraHy Ha 3aIluT
y nmuctax MO3 Ykpainu Big 26.07.2022 No 25-01/16746/2-22 Ta Bimx 08.08.2022 Ne25-
01/17921/2-22 mono BHeceHHs iHGoOpMaIlii MPO MOUUIBHICTh yKJIaJaHHS JTOTOBOPIB
KEPOBAHOTO JIOCTYY.

HepxxaBna OMT 3a cKOpoOYeHOIO MPONEAYPOIO MO0 JIIKAPCHKOTO 3ac00y
IMIrTIONepas3a Ta mpenapaTaMy MOPIBHIHHS Taliriarornepasa anbda Ta Benarironepasa
anbda s JiKyBaHHS XBopoOu ['omre tum 1 mpoBeeHa Ha BUKOHAHHS MIAMMYHKTIB 4, 5
ta 7 nyHkty 8 Ilopsiaky 3a 3BepHeHHs M MO3.

3a pe3ynbTaTaMy aHaji3y HasBHOCTI IMITIIIOIEpa3u y Tally3eBUX CTaHAApTaX y
chepi 0XOpoHH 3710POB ' s1 YKpaiHu BCTAaHOBJICHO, IO JIIKAPChKi 3acO0M IMITIIIOIIEpasa i
Taxiriaonepasa anbda BKIIOYEHI B YHIPIKOBaHHI KIIHIYHHA MPOTOKON TMEPBUHHOI,
BTOPMHHOI  (CHeIiani3oBaHOi), TPETUHHOI (BHCOKOCIICI1ali30BaHOI) MEIUYHOL
nomomoru “XBOPOBA T'OHIE”, 3arBepmkenuit Hakazom MO3 VYkpainu Bix
19.08.2015 Ne529. Onnak Butie3a3HadueHu YHi(piKOBaHUHN KIIHIYHUA TPOTOKOJ MaB
Oytu nepernsay T y sumHi 2018 poky, a BigTak HOro He0OX1THO BUKOPUCTOBYBATH 3
00epEeKHICTIO.

3a pe3yabTaTaMy aHalli3y MIKHAPOJHUX TPETUHHUX JIKEpPEN JOKAa30BUX JTaHUX
3HaWIeHI pekoMeHpamii moao dapmakorepamii xBopodbu [ome 1 Tumy (poku
nyomikamiii 2009-2018 pp.), B AKX 3a3HA4YeHO, IO IS JIKYBaHHS TMAIli€HTIB 3
XxBOpo0Ooto ['ollle peKOMEHI0BaHO 3aCTOCOBYBATH Y SIKOCTI nepiuoi jdiHii Tepamnii O3T
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13 3a3HAYEHHSIM KPUTEPiiB MOYATKYy Tepamii, O4iKyBaHOI BIAMOBIAl HA JIIKYBaHHS Ta
KpUTEPIiB NPUINMHEHHS JIIKYBaHHS, BIICYTHI pPEKOMEHJAlll MNpOo HEOOXITHICTh
MepPEBE/ICHHS MAIlIEHTIB 3 IMITIOIEpa3y Ha Taliraonepasy ajibda Ta Belarironepasy
anbda.

JIolaTKOBO 3HAMJIEHO Ta MPOAHANI30BAHO JOKYMEHT JlemapTamMeHTy OXOpOHH
3nopoB's ABcrpanii, 2018 pik, sKuil omucye opraHizaimiiiHi yMOBH Ta BHMOTH
OTPUMAaHHS JOCTYMY /0 MEBHUX JIIKAPChKUX 3ac001B Jis JIIKYBaHHS XxBopoOu ['ome
(tun 1) y pamkax IIporpamu «JIiku, 1m0 pATYIOTH KUTTS», B AKOMY 3a3HAa4€HO, IIO
JiKapl MOXYTh MOJATH 3alUT HA HAWOUIBII BIAMOBIAHWUNA Mpenapar Ajs JIKyBaHHS
naiieHTa (iMirarorepasa, Bejarirolepasa ainbda, Taniritonepasa ajibda, mirinycrar). B
JOKYMEHT1 3a3Hay€Hl IIOYaTKOBI KpUTepii MNPUHHATHOCTI, TMOCTIAHI KpuTepii
OPUMHATHOCTI Ta KpUTEP1i NpUNMHEHHS (epMEHTHOT 3aMICHOI Tepanii.

V¥ 2018 poxky opranizaiiss PHARMAC y Hosgiit 3enanaii ony0iikyBasia pilieHHs
o0 3MiHM (hiHAHCYBaHHS (DEPMEHTHOI 3aMICHOI Tepamii JUisl JIIKyBaHHS XBOPOOU
[Nomre 3 imirmronepasu Ha Tanirionepa3y ainbda, ssika 3 1 ceprnus 2018 poky crana
€IMHUM (PIHAHCOBAHUM MPEJCTABHUKOM (PEPMEHTHOI 3aMICHOT Teparnii AJisd JIIKyBaHHS
xBopoOu ['omie micist 7-MICAYHOTO TMEPEXITHOTO TMepiofay. SIKIIO mMmamieHT He
NEPEHOCUTh HOBUM JiKapchkuil 3acid 3 kiiHiyHUX npuunH, PHARMAC po3srasgae
3asiBKy BiJ] KJIIHIIKMCTA HA MPOBEJICHHS (papMarieBTUYHOI OI[IHKKM OKPEMOIo Malli€eHTa
(Named Patient Pharmaceutical Assessment, NPPA) s BigHOBICHHS 3aKymiBii
IMIMTIONIepa3u JJIi OKPEMOTo TAalli€eHTa, JOTPUMYKOUYHCh PEKOMEHJIAIll eKCIIepTiB
['pynu I'omre.

3a pe3yapTaTaMu MOIIYKY BTOPUHHUX JKepel iH(opMaIllii om0 nopiBHIbHOT
KJIIHIYHOT e(EeKTUBHOCTI Ta OE3MeKH IMITJIIoNepa3u Ta MpernaparamMu IMOPIBHIHHS
TajJirironepasa anbda, Bemarironepasa anbda ais JiKkyBaHHS XBopoou ['omre Tum 1
NPEJICTABIICHO Ta MPOAHATI30BAaHO CHUCTEMATUYHUM OTJISiJ, MPOBEJACHHUM eKCcepTaMu
KokpetiniBcskoro cniBroBapuctBa Shemesh E et al., 2015 (BUCOKOT METOIONOTTYHOT
aKocTi). B maHuii cucteMaTHuHHUA OIS OyJIO BKIIOUEHO 6 KIHIYHHX JOCHIIKCHB
(KM), saixi BuBUamu epeKTUBHICTH Ta O€31eKy (epMEeHTHOI 3aMiCHO1 Tepallii y MmaIi€HTiB
3 xBopoOoto ['ome (MOpiBHAHHS PI3HHUX /103 IMITNIIONEPA3u, TaJITIonepasu aabda,
BeJaronepasu anbda, MOPIBHIHHSA YAaCTOTH BBEICHHS IMITIIIOIEpa3d, MOPIBHIHHS
anrironepasu 3 imirmronepasoro). Jlume B omnomy KJ{ Ben Turkia, 2013 nopiBHIOBaIH
MDK €000 KIIHIYHY eQeKTUBHICTh Ta Oe3meky imirmonepasn 60 OJ/kr Ta
Benarmonepasu anbpa 60 OJI/kr koxHI nBa TWXHI (y Tpymy iMirironepasu 0ymo
BKJIFOUYEHO 17 mamieHTiB y rpymy Benaruronepasu - 17 namientis). I3 34 narientis 20
narieHTiB  (59%) manm momepeaHio CIUleHeKToMiro, a 9 (26%) Oynu miThbMH.
TpuBanicte nmociimkerHs 9 micaniB. 3a manumu KJ[ Ben Turkia, 2013 we Oyio
BUSIBJICHO CYTT€BOI PI3HUIII MK IMITJIIOIIEPA30i0 1 BEJIATTIONEPa300 anb(a IIo0
JTUHAMIKHA KOHIICHTpAIIl TeMOTJIO0IHY, KUTLKOCTI TPOMOOILMTIB, KOJIM B aHaJi3 OyiH
BKJIFOUCHI BCl YYaCHUKU JOCIHIJKEHHS (OJHAK, KOJU YYaCHUKU 3 CIUNICHEKTOMIEIO B
aHaMHe31, OyJM BUKJIIOYEHI 3 aHalli3y, CIocTepirajacsi 3HauHa PI3HULS HA KOPUCTH
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mirronepasu). He 6yno BUSIBIEHO CYTTEBOT Pi3HUIII OO0 3MIHU PO3MIpPY MEUYIHKH Ta
po3Mipy cenesinku, piBHS XxiTorpiozuaazu abo CCLI18-PARC. IloniObna uactora
noOIYHMX €(EeKTIB, MOB’SI3aHUX 3 MPUHOMOM Mpenapary (OUIBLIICTh MOB’A3aHUX 3
1H}Yy31€10), Oya 3apeecTpoBaHa sl ABOX AOCIIIKYBAHHUX JIKapChKHUX 3aCO01B.

[Ticns orpumanHs nucta yrouHeHHs MO3 Vkpainu 25-01/9331/2-22 Bix
26.04.2022 6yB npoBeAeHUMN 10JaTKOBUH MOIIYK JOKa30BUX JTAHUX 11010 MOKIIUBOCT1
MepeBEICHHS MAIIEHTIB 3 IMIMIIOLIEpa3u Ha TAIIIIIoNepa3y ajibda abo Benaritonepasy
anbda gopocnaux Ta JiTei 3 xBopooboro ['omie 1 Tumy.

HocnimkeHHss e(peKTUBHOCTI Ta Oe3Neku TaJdiriaounepasu ajibda micias
3aCTOCYBaHHA iMirjionepa3m y J0pociux Ta Jiteid 3 xBopoOoro [omre, tum 1
npejAcTaBiIeHa Yy JBOX MYOJIKallisax pe3yibTaTiB 0araTOIEHTPOBUX, BIIKPUTHUX
JOCJIIJPKeHb TPUBAJICTIO 36 MicalliB 3a y4yacti 18 nopocnux (Pastores et al., 2016) ta
5 nirewt (Zimran et al., 2018).

3a BHCHOBKaMM aBTOpiB  myOmjikamid  micas  3-piuHOrO  JIIKYBaHHS
TaJTITIIIONEPa3or0 ajib(a y TOPOCIuX MalieHTIB 13 XBopoOoro ['omie 1 tumy, siki paHiiie
OTPUMYBAJIH IMITTIOLEPA3y, CEPEAHIN PO3MIpP MEYIHKU Ta TeMATOJIOT1YH1 MOKA3HUKH HE
3MIHWJIUCS, TOJI1 SIK 00’ €M CEJIe31HKH 3JIMIIIABCS He3MIHHUM a0 0 TOKpaIuBcs micis 36
MICSILIIB JIIKYBaHHS, Y 4-X jgopociux mnamieHTiB ytBopwinch AT, oaHe 3 HHX
HiATBEPIMIIO HEUTpaNi3ylouy aKTHBHICTh in vitro. Y JiTel, sSiki mepednuin 3 teparnii
IMITTIONEpa30t0, CTAOUIBHICTh BICHEpPAIbHUX Ta TEMaTOJOTIYHHX TapameTpiB
3aXBOpIOBaHb Ta OilomapkepiB 30epirajiacs mpoTsroM 33 MICSIIB JIIKyBaHHS
TaJITIIIONEPa3oro alnb(da, TIKyBaHHS MIEPEHOCUIIOCS 100pe, HOBUX CUTHAIIB O€3I1eKHU HE
3'sBuniocst, AT go tamirmronepasu anbda IgG He yTBOpHIHCH.

Onnak 4epe3 ayxe Majdy KUIBKICTh TAalll€HTIB, SKI NPUUMaNIM y4acTb Yy
JOCIIJDKeHH], HEOOXIIHWH peTeIbHUNM MOHITOPHHI TAIlI€HTIB, SKI OTPUMYIOThH
OYaTKOBI 1HPY3ii Tairaronepasu ainbda.

JlocmipkeHHsT e(eKTUBHOCTI Ta Oe€3leKd BeJarawiuepasu ajibda micas
3aCTOCYBaHHsA iMirjiionepasm y JOpociux Ta JiTed 3 xBopoOoro [omre, tum 1
PO3MISAQINCH Y S5 TyOJTIKaITisIX.

Zimran et al, 2013 (K — 12 wicamiB) Hamae pe3ylnbTaTd KIIHIYHOT
edexTuBHOCTI Ta Oe3mexu s 40 mamieHTiB (3 HUX 9 marfieHTiB BikoM 10 18 pokiB) 3
xBopo6oro Tome 1 Tumy, siki paHilie OTpUMyBaJIM iIMirjronepasy ImoHaiMenmie 30
MICSIIIB TOCIUTh JIO IOYaTKy JJAaHOTO JOCITIDKCHHS. Y JKOJHOrO TAaIliEHTa He
YTBOPUITUCH aHTUTIJIA 10 BeJaritonepasu anbga.

Elstein et al., 2015 (K]I — 24 mics11iB) Hafa€e TOBrOCTPOKOBI 1aH1 010 OE3MEKH
Ta e()eKTUBHOCTI BeIartonepasu ajabdha npu JiKyBaHHI TAII€HTIB 3 XBopooOoto ["omre 1
tuny y 38 marieHTiB (2 mamienta BikoM 10 18 pokiB). Jlume y omHOrO maiieHTa
YTBOPUJIUCh AHTHUTLIA IO BeJariionepa3ud anbda, OJHAK TMaIli€HT MPOJOBKYBaB
OTPUMYBATH Bejaritoiepasy ainbda 6e3 KIIHIYHOTO MOTIPIICHHS.

VY nmyGnikamii Smith et al., 2016 (KJI — 24 wmics1ii) npencTaBieHi pe3yabTaTa 9
JITEH, SK1 paHille JIKyBaJIUCh IMITTIoNEpa3or IoHaiMeHmie 30 MICAIIB MOCHLIb
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(Zimran et al., 2013). OauH DauieHT MaB MO3UTHUBHI aHTUTLIA 0 BEJIAINIIOLEPA3U
anbda.

VY ny6nikauii Pastores et al., 2014 (KJ| — 12 MicsuiB) HaBeJeHI pe3yJbTaTH
KJIIIHIYHOTO JOCHiKeHHs 3a ydacTi 211 mamienTis (205 naifieHTiB (3 HUX 6 A1TEH BIKOM
BiJl 2 pOKiB), iK1 OyJIM KJIIHIYHO CTaO1IbHI Ha ONEepeHIN Teparii imirionepas3oto). He
OyJ10 )KOJTHOTO OYEBHUIHOTO 3B’ SI3KYy MK CTaTyCOM aHTUTLI MIPOTH JIIKAPCHKOTO 3aC00Y
1 BUHUKHEHHSM NOOIYHUX peakiliii abo MoOIYHUX peakiii, OB’ 13aHuX 3 1HDYy3I1€rO.

3a pe3yabTaTamH 1€ OJHOTO PO3IMIMPEHOr0 KIIHIYHOTO JochimkeHHss Hughes et
al., 2015 (KI - 24 wmicsui) 3a yyacti 57 natienrtiB 3 xBopo6oto ['ome 1 tumy (16
NaIieHTIB, SKI paHillle OTPUMYBAJIM JIIKYBaHHS IMIMIIOLEPa3o0 (3 HHUX S5 AiTei)
CIOCTEPIraJIOCh MOKPAIIEHHS MOKAa3HMKIB KOHLIEHTpaIlli reMorjio0iHy Ta KUIBKOCTI
TPOMOOIIUTIB, pO3MIpY NEUIHKHU Ta CeJIe31HKU, O10MapKepiB IJIa3MH, a Y A0POCIuX - Z-
OIlIHKa MiHEepaJbHOI HIUIBHOCTI KICTOK MONEpPEeKOBOro BiaAuly. OJQuH Malli€eHT MaB
MO3WTHBHI aHTHUTINIA 10 BeNarirolepasu anbda, Sk 3a3HaYar0Th aBTOPH MyOJTiKailii He
Oy70 BUIMMOrO BIUIMBY Ha KIIHIYHY €(EeKTUBHICTH Bejlarjrouepasu anbda, He
MOBITOMIISLIIOCS TIPO MOO14YH1 €(DEeKTH, OB’ A3aH1 3 MPUHOMOM JIIKAPCHKOTO 3aC00Yy.

VY nyb6mnikami Pastores et al., 2016 ananizyBanu aaHi 289 maiieHTiB (IiTH Ta
JIOpOCiIi), sSIK1 OTPUMYBAJIA Besariorepasy ainbda, 3 HUX 225 maiieHTiB MonepeIHbo
OTPUMYBAJIM JIIKYBaHHS iMirironepa3or. He Oylio BUSABICHO SBHOI KOpEAIlii MiX
YTBOPEHHSIM aHTUTUI Ta PO3BUTKOM MOOIYHUX peakilii, GapMaKoIWHAMIYHUMHU YH
KIIIHIYHUMH PEaKIIIsIMHU.

Omxe, 3a pesylnbraramu MpoBeneHoi xaepxkaBHoi OMT 3a ckopodeHOIO
IPOLEYPOI0 BCTAHOBJIEHO, IO 32 JAaHUMHU NPSIMOTO TMOPIBHSJIBHOTO KIIHIYHOTO
JOCJIIJDKEHHsT IMITJIIoNepa3a Ta Beyarjirornepasa aimbda MawTh NOAIOHY KIIHIYHY
e(eKTUBHICTh Ta Oe3neKy. BicyTHI npsiMi MOPIBHSIBHI TOCTIIHKEHHS IMITIIIOIIEpa3H 1
Tamirmonepasu anb(da. 3aranmoMm Tamirmronepaza anbda go0pe mepeHocunach y
NaIie€HTiB, SKi Oynau cTabUIbHI Ha TOMEpeAHIN Teparrii IMITIIoNepa3or, KIHIYHI 1
Ja00paTopHi TMOKA3HUKK 30epirajuch Ha TEParleBTUYHOMY PiBHI, HOBHX CHTHaJIiB
11010 0e3neKu He 3'IBUI0CH.

[Ipu 3actocyBaHHi Benmarmionepasu anbda TMicHs OTPUMAHHS —Teparii
IMITITIOIEPa30i0 y JOPOCIUX Ta AiTe 3 xBopoboro ['ome, Tum 1 cepenHi 3MiHU
OCHOBHHUX  KJIIHIYHMX TIOKa3HHWKIB (KOHIIEHTpAIlii TeMOIJIo0iHy, KUIBKICTh
TPOMOOIIUTIB, PO3MIip MEUIHKH, CelIe3iHKHN) depe3 12, 24 wicsli y TaKuX MaIli€HTIB
BKa3yBaJi Ha Te, 110 NapaMeTpu 3araioM Oymnu ctabutbHIME. He Oyiio BUSBIEHO SBHOT
Kopensmii  MDK  yrBopeHHsM AT Ta  pO3BUTKOM  MOOIYHMX  PEaKIIii,
dbapmMakoAMHAMIYHIUMHY Y1 KIIIHIYHUMH PEAKIIISIMHU.

BpaxoBytoun, mo y Haganux MO3 noaaTKkoBUX Martepianax JJjisd MPOBEICHHS
nepxxkaBHoi OMT 3a ckopoueHoro nporneayporo JI3 iMirmronepasa BiACyTHI JaHi 11010
KIIIHIYHO MITBEPKCHOT MOKIIMBOCTI IIEPEBEICHHS CaMe IMAIliEHTIB YKpaiHU Ha 1HITY
TEpaIriro, yoOBHOBXCHHUI OpraH 3a3Hadae, 10 aHaji3 BIUIMBY Ha TOKA3HUKH OIOJIKETY
JJ1s1 TOTEHIIIMHOT KOTOPTH TAIIEHTIB Ta TOPIBHSAHHS 13 PEKOMEHIOBAHUMH 3HAYCHHAMU
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IIKajdud BIUIMBY Ha OOKET B YKpaiHi, MOXe OyTH MPOBEACHO MICIAS HaJaHHS
PEe3yAbTATIB BIAMOBITHOIO MYJIbTUIUCIUILTIHAPHOIO KOMICIEIO 13 KJITHIYHUX €KCIIEPTIB.

Amnani3 BUTpaT Ha OJHE BBEICHHS Ta HA PIYHUM KypC 3aCTOCYBaHHS ()epMEHTHOI
3aMICHOI Teparii AJis JIIKyBaHHs XBopoOu ['omie tumy 1 Ha ogHOro marieHTa NoKa3as,
10 Ha OJIHE BBEJICHHS JIKapChKOro 3acoly iMiritouepasa HeoOxigHo 11 ¢uakoHiB Ha
OJIHOT'O IOPOCIIOro NarfieHTa Ta 5 (py1akoHiB Ha OJHY JUTUHY, IO Y BAPTICHOMY BUMIpI
(26 BBenenb) ctanoBuTh 8 834 211,10 rpu ta 4 015 550,50 rpH B 4acOBOMY rOpU30HTI
Ha | pik BianmoBigHO. Ha oxHe BBeAeHHS JIIKApChHKOTO 3aco0y Tajiriroiepasa aibda
HeoOx1HO 21 ¢akoH Ha OAHOTO AOPOCIIOrO NalieHTa Ta 9 GpIaKoHIB HA OJHY JUTHHY,
10 y BapTicHOMY BuMipi (26 BBeneHb) ctaHoBUTH 5 585 580,00 rpH Ta 2 393 820,00
IPH B 4acCOBOMY T'Opu30HTI Ha 1 pik BianoBiaHo. Ha ojHe BBenEHHS JIKapChKOTO
3aco0y Benarftorepasa ainbha HeooxiHo 11 ¢haakoHIB Ha OHOTO TOPOCIIOro Malli€EHTa
Ta 5 (JIaKkoHIB Ha OAHY AWTHHY, 110 Y BapTICHOMY BUMIpi (26 BBeJ€Hb) CTAHOBUTH 9
698 157,04 rpu Ta 4408 253,20 rpu Ha 1 pik BigmoBimHO. OTXe, MPOBEICHUI
NOPIBHSUIBHUM aHaji3 BUTpAT Ha 3acTOCyBaHHS (EPMEHTHOI 3aMiCHOI Tepamii JJis
JiKyBaHHS XBopoOu I'omie Trny 1 Ha 0JTHOTO MaIli€eHTa CBITYUTH TIPO TE, 1110 HAaHMEHII
BUTPATHOIO OMIIIE€I0 JIIKYBAHHS € TEpaIlisl TaJIrIonepa3on anbha, HaWI0pOKUIOH —
BeJariroepasoro anbda.

TakuMm 4YMHOM, BpaxoOBYIOUHM, IO IMITJIIOIEpa3a, Bejariaiepasa aibda,
Tajirionepaza anbda mopiBHAHO €dEKTUBHI, HE MOCTYIMAIOTHCSA 32 OE3MEYHICTIO Ta
€(DEeKTUBHICTIO IIOAO IMapaMeTpiB CypOraTHHUX KIHIIEBHX TOYOK €(EKTHBHOCTI IJIs
JiKyBaHHs XBopoOu ["omre Tumy 1, mpu yMOBi, IO MAIlIEHT BiATOBITaTUME KPUTEPIAM
nmoJatky (EepMEHTHOI 3aMiCHO1 Teparii, Mpu NPUHHATTI PIlIEHHS IMOJA0 BHOOPY
KOHKPETHOTO JIIKAPCHKOTO 3aco0y MJisg TMOYaTKy Teparii HeoOXiIHO BpaxoBYBaTH
€KOHOMIYHHMM KPUTEPIH 11010 TOKa3HUKIB BUTPAT HA CXEMY 3aCTOCYBaHHS, OOMparOUH
HaliMEHIII BUTpaTHY Teparnito. [1{o10 mepexiroueHHs maiieHTa 3 0JJHOTO JIIKapChKOT0
3aco0y Ta iHmMKA (cepea mpeACTaBHUKIB (hEPMEHTHOI 3aMiCHOI Teparlii), pe3yJbTaTH
KJIIHIYHHUX JTOCTIKEHb CBITYaTh MPO CTAOUTBHICTD CEPEIHIX 3MiH OCHOBHUX KIIIHIYHHUX
MOKa3HUKIB (KOHIICHTpAIlll IeMOrI00iHy, KIIbKICTh TPOMOOIMTIB, PO3MIp MEYIHKH,
cenesinkn) yepes 12, 24, 36 MmicsmiB y Takux mnamieHTiB. OJHaK, SK IOKa3yHOTh
MDKHApOJHI peKOMEHMAIlIM IOJI0 BEJASHHS MAaIl€HTIB i3 XBopoOoro ['ome tumy 1,
JOCBIJ] Ta OpraHi3amis HaJaHHS MEIUIHOI JOTIOMOTH 1010 BU3HAYCHHS BIJIIMTOBITHOCT1
KpUTEPIsIM MOYaTKy (PEpMEHTHOI 3aMICHO1 Teparii, OIIHKH HEOOXITHOCTI MOAAIbIIIO]
Tepamii Ta MiAOIp J03M MalOTh BiIOYBAaTUCh B IHAUBIAYyaJIbHOMY TOPSIKY 3
ypaxyBaHHSIM TIOTped KOXKHOTO TaIll€eHTa. 3a pe3yiabTaTaMu  KIIHIYHOTO,
7abopaTOpHOTO Ta  IHCTPYMEHTAIBHOTO  MOHITOPHHTY  KOXKHOTO  TAIli€HTa
MYJIBTUIUCIUATIIIHAPHOIO KOMICIE€IO 13 KIIIHIYHUX €KCIEepPTIB MPUAMAEThCS PIICHHS
1010 MOKJIMBOCTI MEPEKITIOUEHHS MAIIEHTIB 3 OJTHOTO JIKaPChKOTO 3ac00y Ha 1HIUN
(cepen mpencTaBHUKIB (PEpMEHTHOT 3aMiCHOI Teparrii).
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Januii BucHOBOK Big 23.05.2022 0yJsi0 OHOBJIEHO IMiCIs OTPUMAHHS JHCTa
MO3 Vxkpaiau Bim 26.07.2022 Ne 25-01/16746/2-22 ta Big 08.08.2022 Ne25-
01/17921/2-22 3 meTol0 BpaxyBaHHs MOJOXKEHb NoctaHoBU Kabinery MiHicTpiB
Vkpainu Big 22.07.2022 Ne 816 “IIpo BHeceHHs 3MiH 10 nocTaHoB KaOinety MiHicTpiB
Vkpainu Bix 23 rpyanst 2020 p. Ne 1300 1 Big 27 ciuns 2021 p. Ne 617 npu npoBeieHHi
nepxkaBHoi OMT 3a CKOpPOUEHOI MPOLENYPOK0 Ta BHECEHHS Yy BHUCHOBOK
YIOBHOBAXEHOr0 oprany 3 naepxkaBHoi OMT 3a CKOpOYEHOW MPOUETYPOIO
JiKapchKOro 3aco0y iMiritonepasa iHdopmallii mpo JOIUTBHICTh YKJIaIaHHS I0TOBOPIB
KEpPOBAHOTO JIOCTYITY.

CranoM Ha MOMEHT TIpoBeieHHs AepkaBHOT OMT 3a CKOpOUEHOIO TPOLETYPOIO
JiKapchKUii 3aci0 iMirmronepasa BkiatodeHo y [lepenik gikapchbkux 3aco0iB, MEIUYHUX
BUPOOIB Ta JOMOMDKHUX 3aco0iB 70 HHMX, IO 3aKyNOBYIOTHCSI HAa BHUKOHAHHS
BIIMOBIAHUX YroJ1 (I0roBOpPiB), YKIAAEHUX 0CO00I0, YIIOBHOBAXKEHOIO Ha 3A1MCHEHHS
3aKymiBeNb y cdepi OXOPOHHM 3JI0pOB’s JJIi BUKOHAHHS IMpOTpaM Ta 3IiHCHEHHS
[ICHTPATI30BaHUX 3aXOJiB 3 OXOPOHH 3J0POB’s, MIO 3aTBEPIKEHUH ITOCTAHOBOIO
KaGinery MinictpiB Vkpainu Big 7 Gepesns 2022 p. Ne 216% 3a mokazaHHsAM:
Meouxamenmu 0151 Oimell, AKi cmpaxcoaroms Ha xeopooy Iowe muny 1 ma muny 3, a
MaKoxMc 00pocaux, sKi cmpasicoaroms Ha xeopooy [owe muny 3. Imirmronepasza a6o
Tajirionepasa anbda, ado Bemarironepasa ainb(a BKIHOYEHI 3a MOKa3aHHAM: OJis
oopocaux 3 xeopoboro Towe muny 1 (100 % ob6csae 3akynieni 3a 0awoio
HOMEHKAAMYPHOI0 NO3UYiclo mae Oymu 3aKynjieHull 3a OOHUM 3 MPboX JiKaApPCbKUX
3ac00i8, N0l 3aMOBIEHOI KiIbKOCMI ceped KilbKOX aNbMePHAMUBHUX 3AMOGIEHUX
NIKApCbKUx 3aco0ié He 00Ny CKAEMbC).

OniHroBaHWM JIKapChKUK 3acid TOKa3aHWM JIs JIIKYBAaHHS MAIlIEHTIB 13
opannuM 3axBoproBaHHsAM. CIig BiA3HAUWUTH, IO po3MopskeHHsIM Kabinety
MinictpiB Ykpainu Big 28 kBiTHa 2021 p. Ne 377-p Oyna cxBanenHa Konuemiis
PO3BUTKY CHUCTEMHU HAJaHHS MEIUYHOI JOTIOMOTH TMallieHTaM, SIKi CTpaXkIalTh Ha
pinkicHi (opganni) 3axBoproBanHs, Ha 2021-2026 poxu®. 3 ypaxyBaHHAM II0J0KEHD
Konmnenirii pekoMeH10BaHO TPOIOBKUTH 3a0€3MeUeHHS MAIlI€HTIB, SKI CTPAKIAI0Th Ha
xBopoOy T'ome 1 Tumy (3aXBOpIOBaHHS SIKE BUBYAJIOCH MPU MPOBENCHHI JEp>KaBHOI
OMT 3a ckOpoUYEHOIO POLIEYPOIO) CHEIU(DIYHUM JIKYBaHHSM.

[lina Ha mikapchKHii 3aci0 IMITITIONIEpas3a 3a pe3ysibTaTaMu TOPTiB, MPOBEACHUX
JIT «Menuyuni 3akyniBii Ykpainu» ctaHoM Ha xoBTeHb 2021 poky Ha piBai 30 888,85
rpH 32 | (urakoH, € HIKYOIO 32 IIHU JOCTIIKYBaHUX KpaiH y TPHBHEBOMY €KBIBAJICHTI
3a o¢iniitanM kypcom HBY cranom na 01.08.2022.

3a pe3ynpTaTaMu aHai3y peKoMeH aIii opradizamniii 3 OMT iHmmx kpaid momo
JiKapchKoro 3aco0y IMIirmronepasa BHSIBIEHO, MO OImiHKa He mpoBoamiach - NICE
(Bemuka bpuranis), SMC (Illotnangis), HAS (®panmis), CADTH (Kanana), IQWiG
(Himeuunna), AIFA (Itanis), AOTMiT (ITompma), ZIN (Hinepmannn), ICER (CHIA);

64 https://zakon.rada.gov.ua/laws/show/216-2022-%D0%BF#Text
65 https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
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JKapChKUil 3aci0 BKIOUEHO B okpemy nporpamy - PBAC (Asctpanis), PHARMAC
(Hoga 3enannis).

3a pesyinbTaTaMM JOJATKOBO IMPOBEACHOrO IMOMIYKY NyOJiKamii, y SKHX
OLIIHIOBAJIaCh €KOHOMIYHA JIOULIBHICTh B YACTUHI €()EKTUBHOCTI BUTPAT BUKOPUCTAHHS
Benarmonepasu anbda ayid JiKyBaHHS XxBopoOu [ome tumy 1, Oyno 3HaiineHo
nyounikanito van Dussen et al., 2014. 3a pe3ynbratamu OIIHKUA €(EKTUBHOCTI BUTpAT
(epMeHTHOT 3aMICHOT Tepartii HOPIBHSIHO 31 CTAHAAPTHOIO MEIUYHOIO JOTIOMOTOI0 0€3
(depMeHTHOI 3amicHOi Tepamii y KOropTi Hami€eHTIB 13 xBopobOow [ome 1 tumy B
Hinepnangax BCTaHOBIICHO, 110 IHKPEMEHTAJIBHUHN MOKA3HUK €(PEKTUBHOCTI BUTpAT
(ICER) Ha nonatkoBuii pik 6€3 ypaxkeHHs ocHOBHUX opraniB (Years free of end organ
damage, YFEOD) (cmieHekromis, yCKIagHEHHS KICTKOBOi CHCTEMH, 3JIOSKICHA
NyXJIMHA, MHOKWHHI YCKJIaJHEHHs1) cTaHOBIATH 434 416,00 eBpo (1110 32 oQiiiHUM
kypcoM HBY cranom na 01.08.2022 exBiBasientHo 16 219 572,98 rpu), ICER Ha pik
JIOIAHOTO KUTTSA, cKopuroBaHoro 3a skicTio (QALY) - 884 994,00 eBpo (o 3a
odimiinum kypcom HBY cranom na 01.08.2022 exBiBasientHo 33 042 578,48 rpH).
Takox yrmoBHOBa)KEHUM OpraHoM Oysio mpoaHamizoBaHo nyonikaiito Connock et. al.,
2006. BcTaHOBIEHO, 110 CEPEIHS BAPTICTh JIKYBAaHHS OJIHOTO MAIlIEHTA MPOTATOM POKY
y Anrmii Ta Yenbci ctaHoBUTH Tprbau3Ho 86 000 pyHTIB cTepiiHriB (110 3a opiliiHUM
kypcoM HBY cranom na 01.08.2022 exBiBanentno 3 821 367,00 rpH), po3paxyHKOBUIA
ICER y 6a3zoBomy crenapii cranoButh Big 380 000,00 ¢yHTIB cTepiinriB (o 3a
odimiitanM kypcoM HBY cranom na 01.08.2022 exBiBasienTHO 16 885 110,00 rpH) n0
476 000,00 ¢ynTIB cTepainris (110 3a odimiitauM kypcom HBY cranom Ha 01.08.2022
exBiBasieHTHO 21 150 822,00 rpH) Ha piK J0IaHOTO KUTTS, CKOPUTOBAHOTO 3a SKICTIO
(QALY).

BpaxoByroun ponmatkoBe 3BepHeHHs MO3 momo HagaHHs iH@opmMarii mpo
JOIUTBHICTh YKJIQJIaHHS JOTOBOPIB KEPOBAHOTO JOCTYIYy 3BEPTAEMO YBary, IO
nep>kaBHa OMT 3a  CKOpOUEHOIO MPONEAYpPOI0 He Tependadae MPOBEACHHS
(hapMaKOeKOHOMIYHOTO aHaJli3y 1 BUCHOBOK Ma€ TIE€BHI OOMEXKEHHs, a caMme BiJICyTHI
pe3yIbTaTH PO3PAXOBAHOTO I1HKPEMEHTAJIIBHOTO ITOKa3HMKa e()EKTUBHOCTI BHUTpPAT
ICER (sxiio mo1iibHO) B YKpaiHi Ta peKOMEHOBaHUI BIJICOTOK 3HMKKH, HEOOXITHI
JUTSL TOCSATHEHHST €()eKTUBHOCT1 BUTPAT 3T1IHO PEKOMEH/IOBAHUX TPAHUYHUX 3HAYCHD
ICER B YkpaiHi.

3asiBIeHMI JT1KapChKUi 3aci0 IMIMTIONEpas3a € IHHOBAIlIHHUM, BUCOKOBAPTICHUM,
OJTHO/KEpPEIbHIUM Ha PUHKY YKpaiHu Ta B cBITi. Pe3ynbratu hapMakoeKOHOMIYHOTO
aHaii3y B MDKHApOJIHINA MPaKTHIll CBiTYaTh MPO BUCOKI 3Ha4YeHHsS moka3HukiB [CER
(OpIBHSHO 31 CTAHJAPTHOI MEJAWYHOKO JOIMOMOror 0e3 (epMeHTHOI 3aMiCHOI
Teparrii), 0 MEePEeBUIYIOTh PEKOMEHIOBaHI TPAaHUYHI 3HAYCHHSI, 1 BUINI BUTPATH 3
BUKOPUCTAaHHSAM METOAY MiHIMi3allii BUTpaT (Tpu MOPIBHSHHI BUTPAT HA JIIKAPCHKUI
3aci0 Bemarmronepasa anb(da 3 ypaxyBaHHSIM 3aCTOCYBAaHHS CXEMHU JIOCTYITY MAIlIEHTIB
(PAS) 3a pesynpraTamu ominku SMC; npu MOpiBHSHHI BUTPAT Ha JIKAPCHKUM 3aci0
BeJarimonepasa anbda Ta Taniriaonepasa anbda 3a pesyinbraramu ominku CADTH
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(mpote aist nestkux KOMOIHAIM 103 1 BarW Maiie€HTa JIKapchbKui 3acid iMirimonepasa
MOXxe OyTHU JICIIEBIIINM 3a BeJlarjrolepasy anbda)).

[IpoBenenuii MOpPIBHSAJIBHUN aHali3 BUTPAT HA 3aCTOCYBAHHS (PEPMEHTHOI
3aMICHOI Tepamii AJi JiKyBaHHA XBopoOu ['omie 1 Tuny Ha ogHOrO naiieHTa B YKpaiHi
CBITYHUTH MPO T€, LIO IMIrJrolepa3a € OUIbII BUTPATHOIO OIII€I0 JIIKYBaHHS, HIXK
TaJIrIIonepasa ajib(a Ta MEHIII BUTPATHOIO, HIK BeJaritoiepasa aiabgha BiAMOBIIHO 0
PO3paxyHKIB 3 BUKOPHUCTAHHSIM OCTaHHIX JIOCTYMHHUX I[IH Ha JIKapCbKi 3aco0u 3a
pesynbratamu Topris, npoBeaeHux I «Menuuni 3akymiBni YkpaiHu», 110 JOCTYNHI
B €JIEKTPOHHIM cHCTEeMI MyOJIIYHUX 3aKyIliBeJIb HA MOMEHT MPOBEAEHHS IEp>KaBHOI
OMT 3a CKOpOYEHOIO MPOLIEAYPOIO.

3a pesynbraramMu 3aciiaHHd EKCIEpTHOTO KOMITETY 3 OILIIHKA MEAUYHHUX
TexHojorid  JlepxaBHoro mianpuemMcTBa  «JlepkaBHMIl ~ €KCHEPTHUM  LEHTP
MiHicTepcTBa OXOPOHH 3A0pOB'ss YKpainu», 1o Binoynocsk 30.08.2022, 6yno HagaHo
HACTYIHI PEKOMEH 1Al

Jlns  mikyBaHHsS TaIllieHTIB 3 xBopoOorw [ome Ttumy 1 pexoMeHI0BaHO
3aCTOCOBYBATH Y SIKOCTI mepiioi JiHii Tepamii pepMmenTHy 3amicHy Tepanito (DO3T) i3
3a3HAYEHHSIM KpUTEpIiB MOYATKY Teparnii, O4iKyBaHOI BIAMOBiNI Ha JIKyBaHHS Ta
KPUTEPISIMU MPUINMHEHHS JIIKyBaHHSA. BinmoBigHo no manux, ctaHoMm Ha 2022 pik 65
naiieHTiB 3 xBopoOoro ['ome Tumy 1 (51 mopociaux 1 14 niteil) OTPUMYIOTH
IMIrTIoONIepasy, Benaritolepasy anbda, Taairimolepasy aibda.

Benarmioniepaza anbda, iMirronepasa, Taliriaonepasa anbha OpPIBHIHO
edexkTuBHI Ta Oe3medHi IS JIIKYBaHHS TNAaIll€HTIB 13 XBopoOoto [ome Tumy 1.
Imirmroniepaza  Moke TpHU3HAYATHCS MallieHTaM OyAb-SIKOrOo BIKYy Ta € €JIUHHM
npenapatom aist @3T xBopobu Nomre 3 Tumy.

BpaxoByroun [MOTEHIIIHO 3HAYHUA BILINB Ha OIOIKET d3T,
JOIUTFHO ONITUMI3YBaTH BHUOIp TMpernapary 1 3acTOCyBaTH TNPOLEAYPY JIOTOBOPY
kepoBaHoro pocryny (JAKJ):

- IPU TPUHHATTI PIICHHS I10JI0 BUOOPY KOHKPETHOTO JIIKAPCHKOTO 3ac00y s
MoYaTKy Teparii marieHTiB i3 xBopoOoto ['ome Tumy 1 HeoOXiZHO BpaxoByBaTu
EKOHOMIYHHMIM KpHUTEpi IIOAO0 TOKAa3HUKIB BUTPAT HA CXEMYy 3aCTOCYBaHHS Ta
pE3yNbTaTH aHANI3y BIUIMBY HA TOKA3HUKW OIO/DKETY IS BIAMOBIMHOI MOMYJSIIii
MaIi€HTIB, OOMparYu HAWMEHII BUTpaTHY Tepamito. [IpoBeneHuil MOpIBHAIBHUMA
aHami3 BuTpat Ha 3actocyBaHHs O3T nns mikyBanHs xBopobu ["omie Tumy 1 Ha ogHOTO
narjieHTa B YKpaiHi CBIAYUTH MPO Te, 110 HANMEHII BUTPATHOIO OIIII€I0 JIIKYBAHHS €
TEparisi TATINTIONEPa30k0 anbda, HalJOPOKUOIO - BEJIATIIoNepa3oro anbha;

- pilICHHS [IOJ0 MOXJIMBOCTI TEPEKIIOUCHHS TAIlIEHTIB 3 OJHOTO JIKapCHKOTO
3aco0y Ha iHmmH (cepen mnpeactaBHUkiB D3T) MOBMHHO mNpuUAMATHCA TPYHOIO
KIIHIYHUX EKCTEPTIB 3a pe3yJbTaTaMu PO3TISAY KOXKHOTO KIIHIYHOTO BHUIIAIKY B
HAWBITYyaTILHOMY TIOPSIIKY;
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- 3HU3UTH 1IHY Ha 92,5% mist qopocnoro HaceneHHs 1 Ha 83,5% 11l TUTAYOTO
HaceleHHs. Po3paxoBaHO 3riIHO  OL[IHOYHOTIO IHKPEMEHTAJIBHOIO IOKa3HUKA
epexruBHocTi BUTpaT (ICER) 1 kpaitHboro noporooro 3HaueHHs B 5 BBII nHa nymy
HaceJeHHs B YKpaiHi (Hee()eKTUBHI BUTPATH): BapTICTh JIKYBaHHS OJIHIET TUTUHU HA
pik JI3 imirmroniepaza 4 015 550,50 rpH. KoHcepBaTMBHO MpHUITyCKalouu, IO
IMIrTIONIepa3a MOKe CTBOPUTH | piK JOJAHOTO KUTTS (MTOBHICTIO BITHOBIIOE 37I0POB’ S
Maii€eHTa 3 HYJbOBOI MO3HAYKU SIKOCTI KUTTS), omiHouHui mnoka3Huk ICER Oyne
ctanoBuTH 4 015 550,50 rpH (piuHa BapTicTh JiKyBaHHs) / 1 pIK JOAHOTO JKUTTA,
ckopuroBaHoro 3a skictio (QALY) (mpumyiieHHsS 1010 BIUIMBY Ha 370pOB’S) =
4 015 550,50 rpa / QALY. Kpaitne noporose 3HaueHHs 5 BBII nHa nyiy HaceneHHs
3a nanumu 2021 poky cranoButh 131 944,00 rpu * 5 = 659 720,00 rpH;

- BIUTUB Ha OI0/KET (BapTICTh 3a0€3MeUeHHs BCIX MAIlEHTIB 3 XBOpoOoto [orie)
HE TTOBMHEH TICPEBUIIYBATH PEKOMEH/IOBAHE MIOPOTOBE 3HAUEHHS CTyNeHS (HiHAHCOBOI
JOCTYITHOCTI, IIT0 CTAHOBUTH Ha CHOTOAHI 176 MiH TpH. BIuB Ha OrOKET MOBUHEH
OyTH pO3paxOBaHW Ha OCHOBI JaHUX IIOJ0 PO3MOAUTY MOTEHINHOT KUTBKOCTI
JOPOCIIUX TAIIEHTIB, K1 MOXYTh OTPUMYBATH JIIKYBaHHS BeJariionepaszoro anboa,
TaJITIIIONEPa3o0 alb(a Ta IMITIIONEPa300 Ta JaHUX MO0 KIHIYHO MiITBEPIKEHOT
MOKJIMBOCTI TIEPEBEICHHS MAIIEHTIB Y KPaiHU 3 OJHOTO JIIKAPCHKOTO 3acO0y Ha 1HIIH I
(cepen npencrapaukiB O3T);

- MeperiasHyTH YHIpIKOBaHUNW KIIHIYHUNA TMPOTOKOJ TEPBHUHHOI, BTOPHUHHOI
(cmerianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIAII30BaHOi) MEAUYHOI  JOTIOMOTH
“XBOPOBA I'OIIE”, 3arBepmkenuit HakazoM MO3 Vkpainu Big 19.08.2015 Ne529 3
METOI0 aKTyaji3alli KpUTEepiiB BKIIOYCHHS/BUKIIOYCHHS TAIlI€EHTIB, ITOKA3HUKIB
edextuBHocTi O3T;

- 3MIMCHIOBATH MOHITOPUHT Ta 301p peajbHUX JAaHWX IIOJ0 KIJBKOCTI MAIIEHTIB 3
xBopoOoro ['ome Tumy 1 B YkpaiHi Ta MOKa3HUKIB €()eKTUBHOCTI, O€3IMEeKH JIIKyBaHHS
3 MOJAJIBIITUM X aHaJII30M 3 METOIO MOBTOPHOI OIIHKK HAa OCHOB1 OTPUMAaHUX JaHUX.

5. Indopmanisi 1010 CTPOKY /il BUCHOBKY YIIOBHOBAKEHOT 0 OPraHy:

BignoigHo 10 m. 21 Ilopsiaky BHCHOBOK YIIOBHOBAXXEHOT'O OPraHy CTOCOBHO
BIIMMOBITHOT MEIWYHOI TEXHOJIOTIi BBa)KAETHCS YMHHUM JO MOMEHTY IPOBEICHHS
HOBOI JIepP’KaBHO1 OIIIHKH MEIUYHO1T TEXHOJIOTi.
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