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BucHoBok
YIIOBHOBAKE€HOT'0 OPraHy 3 JIeP:KABHOI OHIHKH MeIMYHUX TEXHOJIOTIH 3a
CKOPOYEHOI0 MPOLEeAYPOI0: JapoHiga3a

epowcasna oyinka meOUYHUX MeEXHOI021U 3a CKOPOUEHOI0 NPOYEOypPOIO 30 36ePHEHHIM
MO3 Vkpainu npogedena yno8HOBaAMCEHUM OP2AHOM 3 0EPHCABHOI OYIHKU MEOUUHUX
mexHoN02il 8I0N0BIOHO 00 8umoz 11opsaoKy npoeedeHHs 0epaHcasHoi OYIHKU MeOUUHUX
mexHono2il, 3ameepoxceroco nocmanosorw Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckradacmovcsa 3 auaunizy HNOPIBHANbHOL ehekmusHocmi
(pe3yrbmamugHocmi), 6e3nexu ma naugy Ha 010xcem NiKAPCbKO20 3ac00)y HA OCHOBI
Oanux 3 eiOKpumux oOdicepen IH@popmayii. Bucnosokx ynosenosadicenozo opeauy 3
0epHCaBHOT OYIHKU MeOUUHUX MEXHONO02Il 3a CKOPOUYEHOW Npoyedyporr MAae
pekomeroayiunui xapakxmep. Hadani oawni y 6UCHOBKY € akmyanbHUMu CMAHOM HA
oamy 1020 ni020MmosKuU.

1. ITndopmania npo aaty npoBeleHHSI AEP:KABHOI OWIHKM MeIUYHHMX
TEXHOJIOTIH 32 CKOPOYEHOI0 MNPOIEAYPOI0 3asiBJIEHOr0 JIKapCbKOro 3acody:
25.07.2022, onoBnenus 01.09.2022.

VY Biamosias Ha mucT MO3 Ykpainn Big 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 No25-01/17921/2-22 mono BHeceHHS iH(poOpMAaIi MPO MOIUIBHICTH
VKJIaJaHHS JIOTOBOPIB KEPOBAHOTO JOCTYIY YIIOBHOBXKEHHM OPTaHOM 3 JEP’KaBHOI
OIIIHKM MEAMYHUX TEXHOJOTIN (Iajai - YIMOBHOBa)XEHHI OpraH) JOJAaTKOBO OyIio
MPOBEJICHO aHaJi3 PEKOMEHAIlI OpraHi3alliii 3 OMIHKK MEANYHUX TEXHOJIOTIN (mami -
OMT) iHmmx kpaiH momo Jikapchbkoro 3acoly (mani - JI3) maponimasza (tabmurs 5),
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MDKHApOJHOTO JOCBIAY NPOBEAEHHS (papMaKOEKOHOMIYHOrO aHanizy 1mogo JI3
JapoHiia3a.

2. Ingopmanis npo 3asBJIeHUH JiKapCbKUi 3acCi0

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

Cranom Ha 12.08.2022 p. B JlepskaBHOMY peecTpi IIKapChKUX 3ac00iB':

AJIBAYPA3ZUM®, koHUEHTpAT AJis PO3UMHY Ui 1HQY3id, 1 M po3uuHy
Mmictuth 100 ogunune aii (O1) (mpubnuzno 0,58 mr) maponigazu, Ne 1: mo 5 mu y
(dakoHi, Mo 0THOMY (IIAKOHY y KapTOHH1M KOPOOIIi.

BupoOnuku:

JUKEH3ANMM JIIMITEJJJGENZYME LIMITED; Berrep ®apma-®eprirynr
I'm6X enn Ko.KT', Himeuunna/Vetter Pharma-Fertigung GmbH & Co. KG, Germany;
Hxy6inent XommictepCriep JUUIC, CIIA/Jubilant HollisterStierLLC, USA;
JHxenzaiim Ipnang Jlimiten, Ipnannis/Genzyme Ireland Limited, Ireland.

3asBuuk - J>xensaitm FOpon b.B., Hinepnanau.

2) ToproBeJibHA HA3Ba JIKAPCHKOI0 3ac00y:

AJIBAYPASUM®

3) MIZKHApO/JHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMIYHEe HAMEHYBAHHS:

Jlaponinaza / Laronidase

4) ckJ1a] JIKapChbKOro 3aco0y (Air0o4i Ta 10MOMiXKHi peYOBHHH):

1 mut po3unny mictuth 100 onunwmis aii (OJ1) (mpubmmuszuo 0,58 mr) napoHinasu;
O0ONOMIJICHI peyosuHu. HATPIIO XJIOPHU, HaTpito auriapodocdaT MoOHOTIIpAT, HATPIIO
rigpodocdar renrarigpar, nomicopdar 80, Boma sl iH’ €KITIH.

5) popma Bunmycky:

KOHIICHTPATY ISl PO3UMHY IS 1HDY31H.

6) cnoci0d 3acTocyBaHHS JKapCHKOIro 3aco0y:

PexomennoBanmii pexxum nozyBanHs — 100 OJ] ma 1 kr macu Tina 1 pa3 Ha
THXKICHb IIIIXOM BHYTPIIIHROBEHHOI 1H(PY31i. IloyarkoBa mBUAKICTE 1HY3IT
ctaHoBuTh 2 OJI/Kr/Tom, sIKy MOKHa 30UIbIIIYBAaTH Yepe3 KOXkKHi 15 XB npu HOpMaIbHIN
MIePEHOCUMOCTI JI0 MaKcHuManbHOT mBUaKoCTI — 43 O/I/kr/roa. Bech HeoOXigHUI 00’ €M
PO3YHMHY HEOOXITHO BBECTH MPOTATOM MPUOIU3HO 3—4 TOIUH.

7) inpopmantisi MPo HASABHICTH JePKABHOI peecTpallii JikapcbKoro 3acody B
Ykpaini:

AJIBJIYPASUM®, peectpariitne nmocsimueras: UA/8093/01/01, tepmin aii PIT
HeoOMexenui 3 03.08.20182

8) ¢apmaxkonoriuna gis Jikapcbkoro 3acoly Ta Koa 3a aHATOMO-
TepaneBTUYHO-XIMIYHOI0 KjIacupikanicro:

®epmentn. Jlaponinaza. Kog ATX A16A BOS.

! http://www.drlz.com.ua/
2 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=94 1 ESSFBCA0A286CC225886A003A5388
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9) noka3aHHs 10 MeIMYHOI0 32CTOCYBAaHHS, 32 SIKUM M0JaBaJjiacs 3asABa:

HepxaBHa OMT mnpoBoamIace 3a CKOPOYEHOK INMPOLEAYPOIO 3a 3BEPHEHHAM
MO3 Vkpainy, mo He nependadyaio moJaHHs 3asBU. Y JKCTI 3BepHeHH] MO3 (nmct
Bix 09.06.2022 Ne 25-01/12931/2-22 ta nuct Bix 20.06.2022 Ne 25-01/13739/2-22)
BKa3aHE OJHE MOKa3aHHsS J0 MEIWYHOrO 3aCTOCYBaHHS: JIIKYBaHHS MAllIEHTIB 3
mykonodicaxapunoszoM (nani-MIIC) I tuny.

10) moxa3aHHs 10 MeMYHOI0 3aCTOCYBAHHS BIANOBIAHO 10 IHCTPYKUIl A/
MEJAUYHOI0 3aCTOCYBaHHs, 3aTBepa:xkeHoi MO3, 3a HasIBHOCTI JAep:KABHOI
peecTpauii JikapcbKoOro 3aco0y B YKpaiHi:

Myxononicaxapuno3d | tunmy (MIIC I, o-L-imypoHina3oBa HEZOCTaTHICTH):
JOBroTpuBana (epMeHTo3aMiCcHa Teparis, JIKyBaHHS MpOSBIB 3aXBOPIOBAHHS, HE
NIOB’SI3aHMX 3 YPAKCHHSIM HEPBOBOI CUCTEMH.

11) indopmaniss Npo HAABHICTH MOKA3aHb 10 MEJIMYHOI0 3aCTOCYBAHHA
JIKapCchbKOro 3aco0y A5 BUKOPUCTAHHS MiJl Yac HAAHHS MeIMYHOI JOMOMOTH
MpPH CTAHAX, [0 3a3HAYEHi y MPiOPUTETHUX HAMPSIMAaX PO3BUTKY cepH 0XOPOHH
310pPOB’A1:

VY nucti 3BeprenHi MO3 3a3HadyeHo, 110 HA BUKOHAHHS MIANYHKTY 3 TyHKTY 4,
noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a TakoK MiAMYHKTIB
5 myakty 8 Ilopsinky mpoBeaeHHS JAEpKaBHOI OIIIHKM MEAWYHUX TEXHOJIOTIH,
3aTBEpKeHOro nmoctaHoBoro Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300,
MO3 npocuTh HNPOBECTH JEP>KaBHY OLIHKY MEAMYHUX TEXHOJIOTIH 3a CKOPOYEHOIO
IIPOILIETYPOIO MO0 JIIKAPCHKOro 3aco0y JapoHiga3a /s JiKkyBaHHA naiieHTis 3 MIIC
[ Tumy.

MIIC 1 Tumy BXOAWTH JO TeEpeniky piakicHUX (opdaHHUX) 3aXBOPIOBaHb,
3arBepkeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeecTtpoBaHOro B
MinictepcTsi toctuiiii Ykpainu 13 mucronana 2014 p. 3a Ne 1439/26216.

3. BHUCHOBOK YNOBHOBA:K€HOI0 OpPraHy 100 pPe3yJbTaTiB NMOPiBHAJbHOL
epexTUBHOCTI (pe3yIbLTATHBHOCTI), Oe3meku, e(PEeKTUBHOCTI BUTPAT HaA
JiKapChbKMi 3aCi0 Ta aHATI3y BIUIMBY HA IOKA3HUKH OIOKETYy

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

MIIC I Tuny — 11e pinkicHe crajKoBe METa0OIYHE 3aXBOPIOBAHHS, SIKE 3T1IHO 3
KiIacu(dikaiiero BIAHOCUTBCS JIO JI30COMHHX XBOpOO HAKOMUYEHHs, Tpyma
MYKOTIOJTICaXapuI03H.

[Mopymennss merabonizsmy mpu MIIC | Tumy cnpuunHEeHEe HEIOCTATHICTIO
mi3ocomanbHOTO (pepMenTy anbda-L-imypoHigasu, skt HeOOXiTHUHN I KaTabomi3mMy
riiko3aminoriikaHiB (nani - [AT). Le ¢pepmenHT karanizye rigposai3 KiHIeBoro anbda-
L-imypoHOBOTO 3almuInKy JaepMaTaHcyibdaTy Ta TemapaHcyinbdaTy y OaraTbox
TKaHWHAaX. HakomW4eHHs IHUX HEPO3MIEIUICHUX CyOCTpaTiB BiAOYBAETHhCS y PI3HHX
TKaHWHAX 1 3aJICKUTh B/l TUITY TKAHWHU, JIe BiI0YBa€ThCSI HAKOMWYCHHS, TA IBUIKOCTI
ix mupkyssiii. MIIC [ tuny xapakTepu3yeThbesi XpOHIUHUM MPOTPECYIOUHUM MepeOdirom.

3
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[Mamientu 3 MIIC I Tny noaiastoThes Ha TpU NiArpynu (peHoTUn!) BIANOBIAHO
10 kiniHiyHuX cunapoMis — ['ypnep, I'ypnep-1leiie Ta Illeiie, siki He MOKHA PO3PIZHUTH
32 JIONOMOIOK0 3BMYAWHHUX JIarHOCTMYHUX MPOLEAYp, OCKUIBKH Y BCIX HAII€HTIB
CIIOCTEPIra€eThCsl HEAOCTATHS AKTUBHICTD alb(a-L-11ypoHinas3u 1 BUAUIEHHS HAAMIPHO1
KUIBKOCTI TenapaHcynb@aty 1 nepmataHcyibdary. eHOTUn namieHTiB BU3HAYAETHCS
Ha OCHOBI cuUMOTOMIB Ta iX TsbKKocTi. CunapoMm [yprnep € HailOuUIbII BaXKUM
KIIIHIYHUM (peHoTumnoM, cuaapoM ['ypaep-1lleiie € npoMi>KHUM KITHIYHUM (DEHOTHUIIOM,
a cungpoM llleite xapakrepusyeTbcsi OUTBII M SKUM KJIiHIYHUM (erotunom. Ilpore,
ICHY€ 3Ha4HAa HEOJHOPITHICTh TAXKKOCTI 1 CYKYITHOCTI CUMITOMIB y MEXaX KOXHOTO
KJIIHIYHOTO (DEHOTHUIY, KpIM TOT0, € 3HAUHE CHIBNAAIHHSI CUMITOMIB TPhOX CHHJIPOMIB.

Cumnromu cuaapoMy ['ypiep mposiBISIFOTECS y BIKOBUH Tepiof 3 6-TH MICSIIIB
n0 2-x pokiB. Jlo HHMX BIIHOCSITh HAsBHICTh MMaXOBUX a00 MYNKOBUX KU,
renaTociyieHOMeranito; rpy0oi pucu oOiauuust; nedopmalis KiCTAKY; HU3BKUNA 3pICT;
30UTBIICHHS S3UKA; OMYyKJIUW JI00; PUTIHICTh CYIJIOOIB; TOCTPY KapaioMionaTiio,
OB’ sI3aHy 3 eHJ0KapaiadbHUM (PiOdpoenacTo3oM; 3aTPUMKY KOTHITUBHOTO PO3BUTKY 3
HACTYITHOIO MPOTPECYIOUOI0 JIETeHEPAII€I0; TIIYX0TY; PEIUANBYI0Y1 IHDEKI[IT BEpXHIX
IUXATBHUX MUIAXIB Ta CEPEIHBOTO ByXa; OOCTPYKTHBHI 3aXBOPIOBAHHS IUXATBHHUX
IUIAX1B; TYYHE JAMXAHHS; MOCTIMHI PSICHI BUIUICHHS 3 HOCA; MOMYTHIHHS POTiBKU;
rizponedanito, TMOB’A3aHy 3 MABUIIEHUM  BHYTPIIIHHOYEPETHUM  THUCKOM.
OOCTpPYKTHBHI 3aXBOPIOBaHHS JHXaJbHUX MUISAXIB, pecmipaTopHi iHdeKmii Ta
YCKJIQJTHEHHS 3 OOKY CepLeBO-CYJMHHOI CUCTEMM € HANOUIbII 4acCTUMHU MPUYMHAMU
cmepti. CMepTh 3a3BUuait Hactae y Biri 10 pokiB 3 MeiaHo Bif 5 10 19 pokis.

Cumnromu cunapomy ['ypnep-llleite xapakTepu3yroTbCs MHOXUHHUMHU
JAM30CTO3aMH, HEBEJIMKUM 3POCTOM, XapaKTEPHUMHU pUCaMH OOJUYYS, TOMYTHIHHSAM
POTIBKH, PUT1IHICTIO CYTJIO01B, TIIYXOTOO Ta YPaKCHHIM KJIanaHiB cepiisl. Y Malli€eHTiB
3 cuHapomoMm ['ypnep-llleite maiike He crocTepiraerbcsi abo B3arami BiICYTHS
po3ymoBa nuchyHskiisi. CUMITOMYU 3aXBOPIOBAHHS Y MAIIEHTIB 3 cuHApoMoM ['ypiep-
[lefie mOYMHAIOTH BUSBJISATUCS Yy BiIlll BiJ TPHOX O BOCbMH PoOKiB. CMepTh 3a3BUYAll
HACTa€e BIIPOJOBXK JIPYroro adbo TPEeThOro JACCATHUIITTS KUTTS BiJl MATOJIOTI CepleBO-
CYIMHHOI Ta/ab0 pecnipaTopHOi CUCTEMH.

o cumrnitomiB cunapomy llleiie BITHOCATHCS pUTIAHICTE CYTII001B, HA0YTI BaaH
KJIATMlaHiB Ceplls, TenaTOCTICHOMErallisi CJIabKOro CTYIEHs 1 MOMYTHIHHS POTiBKU. Y
namieHTiB 3 cuaapoMoM llleiie malike HE crocTepiraroThCs abo B3araii BiICYTHI
HEBPOJIOT14HI MpoOjemMu. BoHM, SK MpaBHIIO, CEPEIHBOTO 3POCTYy 1 MOXKYTh MaTH
CEepPEeIHIO TPUBATICTD JKHUTTS, X04a y OUIBIIOCTI 3 HUX CIOCTEPIraeThCs ITABUIICHHS
(b13M9HOT HECTIPOMOKHOCTI, 1 OLTbIIIAa YaCTHUHA TAIIEHTIB TTOMHUPAE B CEPEIHHOMY BiIll
MepeBakHO Bill XBOPOO cepIls, OJJHAK TAKOXK ICHY€E 3HaYHA KUTBKICTh MAIlIEHTIB, Y SKUX
PO3BUBAETHCS JIETATbHA KOMIpECis MUHHOTO Bimaury xpebta. Ilepmii cummromwu
3aXBOPIOBAHHSA, SIK MPAaBUJIO, TOYMHAIOTH MPOSIBIATUCS MICIs I’ SITU POKIB, BOJHOYAC,

JiarHo3 4acTo BCTaHOBIOEThCA Mik 10 1 20 pokamu sKUTTS.

3 https://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90_ykpmd_mpl_i.pdf
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3a mikHapoaHoto knacudikamniero BOO3 MKX-11 mykononicaxapunos I tuny
mae ko 5C56.30 (Mucopolysaccharidosis type 1)*.

3a iH(dopmariero 06a3u  AaHUX PIAKICHUX 3aXBOPIOBAHb aAMEPUKAHCHKOT
HEKOMepLiiHHO1 opraHizamii “HaimioHanbHa oprasizaulis 3 piIKICHUX 3aXBOPIOBAaHb
(National Organization for Rare Disorders, NORD’) MIIC 1 Ttunmy oJHaKoBO
PO3IOBCIO/KEHUN CepeJll YOJIOBIKIB Ta KIHOK, 3 4yacToToro 1 Bumamok Ha 100 000
HOBOHAPO/KEHUX ISl TSXKKOi (popmu Ta 3axBoproBanicTio 1 Bumagox Ha 500 000
HOBOHAPOKEHUX J1J1s1 JIeTKOI popMu. 3axBoproBaHicTh Ha MIIC B cykynmHOCTI CKIaaae
1 Bumanok Ha 25 000 oci6. OnHak piaKICHI 3aXBOPIOBAaHHS, O0COOJUBO JieTKi (hopMu
MIIC 4acto HEBIpHO AIarHOCTYIOThCS a00 HE AIarHOCTYIOThCS, IO YCKJIAIHIOE
BU3HAYEHHS peajbHOI 3aXBOPIOBAHOCTI Ta MOMIMPEHOCTI.

3a gaHUMU TMOPTally pPIAKICHMX 3aXBOPIOBaHb Ta Op¢aHHUX MpenapariB
(Orphanet®) posnoscrogxenicts MIIC I tuny oninroeTses gk 1 Ha 100 000 HaceneHHs,
npu 1boMy Ha cunapoM ['ypnep npunanae 57% Bunankis, Ha cuaapoM ['ypnep-Illeite
23% Bumnankis, Ha cuHapoM llleite 20% Bumaakis.

BignoBigno ganmx Kanajachkoro TOBapucTBa  MYKOIOJICaxapuao3iB 1
criopimHeHux 3axBoproBanb (Canadian Society for Mucopolysaccharide and Related
Diseases’) migpaxosano, mo y Bpurancekiii Komym6ii B 1 3 100 000 HOBOHApOIKEHUX
oyne cunaapom ['ypiep, y 1 3 500 000 nHoBoHapoxkeHux o0yae cunaapom Ileiie, Ta y 1
Ha 115 000 HoBOHapoxeHux Oyae cunapom ['ypuep-1lleiie.

BianoBigHo 1o nanux, Haganux y poaatky o aucta MO3 Big 09.06.2022 Ne25-
01/12931/2-22, cranom Ha 2022 pik kuibKicTh mamieHTiB 3 MIIC I tuny B Ykpaini
cknanae 18 ocid (4 nopocnux naiieHTH i 14 maiteit).

B Vkpaini Konmeniiiss po3BUTKY CHUCTEMH HAJaHHS MEIUYHOI JOMOMOTHU
marieHTaM, sSKi CTpaXJIalTh Ha piakicHI (opdanHi) 3axBoproBaHHs, Ha 2021-2026
POKH, 3aTBepKeHa posnopskeHHaM Kabinery MinicTpiB Ykpainu Bin 28.04.2021 Ne
377-p%, Ta Mae Ha MeTi 3MEHIIEHHS CMEPTHOCTI Bix piakicHux (op(aHHKX)
3aXBOPIOBaHb, IIJBHUINCHHS SIKOCT1 KUTTS TAIlI€HTIB, SKI CTPAKIAIOTh Ha PIAKICHI
(opdhanH1) 3aXBOPIOBAaHHS, IIJIIXOM 3a0€3IICUCHHS CIIPaBEIJIMBOTO Ta PIBHOTO IOCTYIY
710 SIKICHOT METUYHOT JOTIOMOTH TaKUM IAIlIEHTaM, 30KpeMa JI0 SAKICHUX, €()EKTUBHHUX
Ta OE3MeYHMX JIKApChKUX 3aco0iB I  JIIKyBaHHS piakicHUX (opdaHHHX)
3aXBOPIOBaHb, O MEIUYHUX BHPOOIB Ta MPOAYKTIB CHEI[IabHOTO JIKYBaJbHOTO
XapuyBaHHS, a TAKOX IMICUXOJIOTTYHOTO CYIPOBOY.

2) naHi MOA0 JAOCTOBIPHOCTI pe3yabTAaTiB MOPIBHSLUIBHOI KJIHIYHOI
epexTUBHOCTI Ta Oe3mekH 3afiBJIEHOr0 JIKAapchbKoro 3aco0y. Omnmuc
(mpeacraB/ieHHA) 3a3HAYEHUX Pe3yJbTATIB

“ https://icd.who.int/browse1 1/I-m/en#/http%3a%2{%2fid.who.int%2ficd %2 fentity %2£1539226250

3 https://rarediseases.org/rare-diseases/mucopolysaccharidosis-type-i/

Shttps://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN &data_id=132&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-
type-1&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
1&title=Mucopolysaccharidosis%20type %201 &search=Disease_Search_Simple

7 https://www.mpssociety.ca/what-is-hurler-syndrome/

Shttps://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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3 METO aHali3y JAaHMX KIIHIYHOI €(PEeKTUBHOCTI Ta O€3MEKH JIapOHiNa3M I
nikyBaHHs nanieHTiB 3 MIIC I tunmy npoBeaeHo NOLyK TPETUHHUX JpKepen iHpopMalii
1010 JOKA30BHX JIAHUX y TaTy3€BUX CTaHAAapTaxX y chepi 0OXOpOHH 310pOB’ sl YKpaiHu,
Ha calTax MDKHapOJHUX NpoQUIbHUX OpraHizamii, y 0a3zax nanux PubMed, The
Cochrane Library database, Trip Database.

B pe3ynbpTaTi MpoBenEHOro MOUIYKY 3HAWJIEHO HACTYNHY 1H(OpMaliio 100
TPETUHHUX JKEPEI:

I'any3eBi cTangapTi y cHCTEMi OXOPOHHU 310POB’A YKpAaiHu:

1. VYmuidikoBaHuii KJIiHIYHHA TNPOTOKOJ MEPBMHHOI, BTOPHHHOI
(cmeniasizoBaHol) Ta TPeTHHHOI (BHCOKOCIHENIAJi30BAHOI) MeIUYHOI JONMOMOIH
«Myxkonoaicaxapuno3 I Ttumy», 3arBepaxenuit Hakazom MO3 Ykpainm Bin
23.02.2015 Ne 90°.

Cneuudiune nikyBanHs nanieHTiB 3 MIIC [ Tuny 3/11iCHIOETBHCS 32 TOMTOMOTOIO
dbepmentHoi 3amicHOi Tepamii (mami - ®3T) Ta TpaHcmiuaHTaiii TeMOTOCTUYHUX
ctoBOypoBux KiituH (nani-TI'CK). Bubip nikyBaHHs 3a1€KUTh BiJl (PEHOTHUIY, BIKY Ta
HEBPOJIOT1YHOTO CTaHY TAIli€HTA.

[Mpuznauennss ®3T namientam 3 MIIC [ Tuny 3a1iiCHIOETBCA 3 ypaxyBaHHSIM
KPUTEPiiB BKIFOYCHHS Ta BHKJIIOYCHHS, OTPHUMAHUMH B PE3yJIbTaTi MiATBEPIKYHOYO1
nabopaTtopHOi MIarHOCTUKH Ta 3a JaHWUMH TI0YaTKOBOi OI[IHKM CTaHy IaIli€HTIiB
¢daxiBISIMUA MYJIbTHIUCIUILTIHAPHOT KOMaHIH.

CumnTomMaTUyHe JIIKYBAaHHS TPU3HAYAETHCSA 3a HEOOXTHOCTI. 3a HasSBHOCTI
MOKa3aHb TAIlIEHT HAMpPaBISETHCI HAa KOHCYJBTAIlII0 IO CIEiallicTiB: OpTOIena,
¢izioTepaneBTa, OTOJAPUHTOJIOTA, KapAloXipypra, Helpoxipypra Ta iH.

Cnemudiuaum metonoMm JikyBaHHsIM MIIC I tuny € ®3T 3 BUKOpUCTAaHHIM
JikapchKoro 3aco0y mapoHinaza. ®3T miaaHyr0Th B MOMEHT IOCTAHOBKHU JI1arHO3Y, 1
BOHA € YACTUHOIO KOMIUJIEKCHOT TPOrpaMH JIIKyBaHHSI.

®3T pexomenmoBana BciM marieHTam 3 MIIC I Tumy, y SKUX TpakTHUYHO
BIJICYTHI KOTHITHBHI ITOPYIIEHHs, TOOTO MAIll€HTaM 3 TPOMDKHOIO Ta JIETKOIO (hOPMOIO
3axBoproBaHHs (cunapoMoM ['ypiep — lleite Ta cunapom [leiie).

[caytots mani, mo TI'CK pexomenmoBana narieHTam 3 Baxkoio ¢popmoro MIIC
I (cunapom ['ypiiep) y Bitli 10 2-X poKiB Ta 13 KOe(iIiEHTOM KOTHITUBHOTO PO3BUTKY >
70. Iamiearam 3 MIIC I (cunapom ['ypnep) tumy, siki nepenecnn TI'CK, HeoOximHo
3anponionyBatd ®3T 3 MOMEHTY MMOCTAaHOBKH JliarHO3y. Tepariro Ciil mpoaoBKyBaTH
710 TIOBHOTO TIPYKUBIICHHS, miciis 1boro O 3T MoXHA TPUITMHAUTH.

KpuTepii BkioveHnHs 119 npoBeaeHus ©®3T

1. [TamienTH, y SKUX 1a00paTOPHO MIATBEPKEHO:

* HEJOCTATHICTH/BIICYTHICTh AKTHUBHOCTI J130COMHOTO ¢epMeHTy o—L—
IypOHia3u, BU3HAYEHO! y BIAMOBIAHIN TKaHWHI, HaNpUKIaZ, y JeHKormuTax abdo
KyJbTUBOBaHUX (P1OpobiacTax MIKIpU, 3 BU3HAYEHHSM PIBHS MPUHAKWMHI II€ OJHOTO

° https://www.dec.gov.ua/mtd/mukopolisaharydozy/
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HIIOTO Cynb(paTazHOro (PEepMEHTY, 3 METOIO BUKIIOUEHHS MHOXHUHHOI Cylb(paTa3Hoi
HEIOCTAaTHOCTI,

* migBuieHHs ekckpeuii I'AI' y mo0oBiii cedl mamieHTa 3 BHSBICHHSIM
aHOMaJIbHUX (pakiiil remapaHcyinb(aTy Ta JAepMaraHcyib(aTy MpU MPOBEACHHI
¢pakuionyBanuss ['Al’  ceui MeTomoM TOHKoOWApoBOi xpomatorpadii  abo
enexTpodopesy.

2. TlamienTn, y sSKMX BUSIBJICHI O3HAKW KJIIHIYHOI opmu cunapomiB ['ypiep-
IITewne Ta Illene.

3. [Mauientu 3 MIIC I tuny (cunapom ['yprep), SKMM IUIaHYETHCS IPOBEACHHS
TI'CK, ®3T npu3HavyaeTbcsa 3 MOMEHTY ITOCTAaHOBKH J1arHO3y sIK MiATOTOBYMIA €Tar 10
TI'CK. Tepamito NpoAOBXKYIOTh 10 MOBHOTO MPUKUBJIEHHS TPAaHCIUIAHTATY, MICIS
uporo 3T MoKHA TPUITUHHUTH.

Kpurepii Bukiaouyenns (npunudeHns) 3T

1. BupaxkeHi CHUMOTOMH YpaXK€HHS HEPBOBOi CHCTEMH 3 MPOTPECyOYUM
(GopMyBaHHAM  KOTHITUBHOI  HEJOCTAaTHOCTI,  MIATBEPKEH1  pe3yibTaTaMu
JOCIIHPKEHHSI THTEJIEKTYallbHOTO PO3BUTKY Malll€HTA.

2. InpuinyanbHa HenepeHocuMicth ®O3T (BupakeHi anepriydi peaxiiii,
MOB's13aH1 13 3aCTOCYBAaHHAM JIIKAPCHKOTO 3aC00Y).

3. HasiBHICTB y mali€HTa CymyTHHOI'O 3arPO3JIMBOTO JIJIsl )KUTTS 3aXBOPIOBAHHS,
npu skomy O3T He BIIIMHE Ha MPOTHO3 (HAIIPUKJIIAA, OHKOJIOTTYHE 3aXBOPIOBAHHS).

4. HasBHICTb O3HaK TMPOTPECyYBaHHS 3aXBOPIOBAHHS, HE3BaXalO4yud Ha
npoBeneHHss O3T.

5. amientn 3 MIIC I tuny (cuaapom ['yprep), SKUM He MIIaHYETHCS TPOBOAUTH
TI'CK.

6. BariTHi xiHKHM a00 KIHKH, K1 TOJIYIOTh TPYIIIO.

7. llopymeHHs IUTaHy KIIHIYHUX, IHCTPYMEHTAJIBHHX Ta JIabOpaTOpHUX
JOCHIHKeHb 1711 mpoBefeHHs omiHku edektuBHocTi P33T Ta mopymeHHs rpadiky
NIPOBEJICHHS BHYTPIIIIHHOBEHHUX BIMBaHb.

8. BimMoBa 0aThbKiB JTUTUHH/3aKOHHOTO TPEACTaBHHUKA TAaIlieHTa a00 JUTHHH,
ska gocsarina 14 pokis, Bim npoBeneHHss P33T, mpu3HayeHOi CXeMH J03yBaHHS Ta
rpadixy BHyTpPIITHBOBEHHUX BIMBaHb, MIATBEPIXKEHA y MUCHMOBIiH (HopMi.

Ouinka e)eKTUBHOCTI (pepMEHTHOI 3aMiCHOI Tepamii

1. BusnaueHHsSIM e(EKTUBHOCTI JIIKyBaHHS € 3MEHIICHHS abo BiICYTHICTh
MIPOrPECYBAHHS AKTUBHOCTI XBOPOOH, MPO 1110 CBIAYUTH CTa01Ii3allis CTaHy, MOB'sI3aHa
31 3MEHIIEHHSM KUTBKOCTI Ta/ab0 1HTEHCUBHOCTI CUMIITOMIB, SIKi CIIOCTEpPIrajauch Ha
MOYATKY JIKYBaHHS.

2. Ominka edextuBHOCTI D3T MPOBOMUTHCS HE paHille, HK Yepe3 6 MICSIIB 3
MomeHty moudatky ®3T, 6e3 mopylieHHs MpU3HAUYEHOT CXEMH JIKyBaHHS Ta J03U
npenapary, sSikuii 3aCTOCOBY€EThCS.

3. Ominka edexktuBHOCTI P33T mpoBoauthes B HIACIT «OXMATIAUT» MO3
VYkpainu He pijlle, HK JBI4Yl HA PIK, Ta y 3aKjajl OXOPOHU 3/10POB’Sl, BU3SHAUYCHOMY

7



Jlaponioasa ons aikysauns myxononicaxapuoosy I muny, 01.09.2022

Uil HagaHHS Meau4Hoi nonomord namieHtam 3 MIIC [ tumy, ne 3a1MCHIOETBCS
nposenennas 3T, y 1eHs NpOBeeHHS BHYTPIIIHHOBEHHUX BIINBAHb.

4. Kpurepisimu epextuBHocTi O3T e:

a) 30UIBIIIEHHS] PYXOBO1 aKTUBHOCTI (T€CT 6-XBUJIMHHOI XOJb0U Ta 301IbIICHHS
00’eMy MacCUBHUX PYXIB Yy cyrio0ax (po3Mipu Alana3zoHiB pyXiB Yy Cyrio0ax);

0) 3MEHIIEHHS PO3MIpIB MEYIHKU Ta Cele3iHKu 3a AaHumMu Y3J[ a6o MPT
YepeBHOI IOPOKHUHY;

B) TMO3UTHBHA JMHAMIKa TeMMiB (I3UYHOTO PO3BUTKY (30UIbLIEHHA Ta
HOpMaJli3allis 3poCTy Ta MacH Tijla XBOPOTro);

') HOpMaJli3alisi CHY;

1) 3meHIeHHs ekckperii ['AI'iB B 1000Biii ceul XBOporo (BU3HAYAETHCS JIBIU1 HA

pIK).

2. Ywunaumii Bunyck Jlep:kaBHoro d¢opmyasipa JdiKapcbKHX 3aco0iB
3aTBepaKenuii Hakazom MO3 Ykpainn Bix 13.06.2022 Ne 1011 - naponinasa ne
BKJTIOUCHA.

MIiKHAPOAHI KJ/IiHIYHI HACTAHOBM TAa HACTAHOBH HAYKOBHX TOBAPHCTB
IHIIMX KpaiH:

1. KepiBHMUTBO 1m0 JIKyBaHHI MykomnoJicaxapuao3y I tumy. Bpasuiis,
2009 pik (Guidelines for the Management of Mucopolysaccharidosis Type I,
2009)'1,

Pexomennariii miaAroTomieHi Tpymor ekcreprTiB bpasumii momo BeaeHHS
naiieHTiB 3 MIIC I tumy.

Crnenudivne TiKyBaHHS:

Yemimuao mnposeaeHa TI'CK wmoke 30epertd HEHPOKOTHITHUBHI  (DYHKITIT,
MOKPAIUTH JIeSIKI aCTEKTH COMATHYHOTO 3aXxBOPIOBAHHS Ta CYTTEBO 3OUIBIIUTH
BkuBaHIcTh. Yepes pik micis ycmimuoi TI'CK cmocrepiraetscss 3HUKHEHHS a00
3MEHIIIEHHS TeNaTOCIUICHOMETallii, XapakTepHoro peHoTumny o6auyya, MaJIopyXoMOCT1
cyrno0iB, amHOE yBI CHI, 3aXBOpIOBaHb cepus, mnpuniryxyBarocti. TI'CK
manoedexTuBHa Tpu 3axBoproBaHHsIX KicTok. [lokpamenns B I[THC BinOyBaroThes
noBuUTBHIIIE. Heliporicuxonoriune BiTHOBJICHHS Ta MOAAJIBIITNN PO3BUTOK 3aJI€KaTh BiJl
Biky komu Oyna BukoHaHa TI'CK. BinbiricTe mMO3WTUBHHX €(EKTiB BUHUKAIOTH
MPOTATOM Nepmux AeKiTbkox pokiB micis TT'CK ta mokpaniyroTs SKicTh KUTTS. OqHaK
3 4acOM CIIOCTEPIra€eThCsl BIIHOCHO BHUCOKA YAacTOTa BIATOPTHEHHS TPAHCIUIAHTATY
(30%), mo wMoxxe moOTpeOdyBaTH TMOBTOPHOI TpaHCIUtaHTamii. Kpim 1mporo
3aXBOPIOBAHICTh TAKOXK TMOB’s13aHA 3 IHPEKIIIMHO-TIEYIHKOBIUMH, CEPIIEBO-JIETEHEBUMH,
reMOpariyHiMH, TPOMOOTUYHMMH  YCKJIaJHEHHAMH. [loKa3HUKH CMEpPTHOCTI,
noB’si3an0i1 3 TI'CK, mokpamumcs 3 po3BUTKOM MPOTOKOIIB TpaHCIDIAHTAIli. 3TiIHO
OCTaHHIX JJaHWX 3arajJbHul piBeHb cMepTHOCTI ckiaaae 15%. Ilicist cTBOpeHHSI HOBOTO
TepaneBTHIHOTO miaxony ao jdikyBanus MIIC I tumy, a came @3T naponinazoro 0yio

10 https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/
' https://www.jpeds.com/article/S0022-3476(09)00675-1/fulltext
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MPOBEJICHO JEKUIbKa JOCIIKEHb sl OLIHKA edektuBHOcTi kKoMmOiHamii ®3T Ta
TI'CK. i gocnipkeHHs MOKas3and, 10 KOMOIHOBaHa Tepamisi MPUHOCUTHh KOPHUCTb
NalieHTaM 3 TSDKKUM KIIHIYHUM CTAHOM, PECHIPATOPHHMH Ta KapAloJOTriYHUMU
3axBoptoBaHHAMHU. JIikyBanHs nanieHTiB ®3T o Ta micas TI'CK goOpe nepenocunacs,
HE 3aBakaJia IPUKMBIICHHIO TPAHCIUIAHTATY Ta HE 30UIbIIIyBajia 3aXBOPIOBAHICTH MICHS
TpaHCIIAHTAL1].

Jlaponina3a BuxopuctoByeThecs st JikyBaHHs MIIC I tumy 3 2003 poky.
TpuBana ®3T napoHia3010 BITHOBIIOE JIOCTATHIO AaKTUBHICTh (EPMEHTY s
riIpoii3y HAKONMMYEHOro CcyOcTpaTy Ta TONEpEe/KEHHS WOro MoJaiblIoro
HakonuueHHs. KIiHIuHI nepeBaru JapoHija3yu BKIIOYAIOTh 3HUKEHHS TernaTtoMeranii,
MOKpAIIeHHs IUXadbHOi (DYHKIIII, MOKpAIIeHHs 3AaTHOCTI JO0 XOAH, 30LIbIICHHS
aMIUTITYIM pyXiB B Cyri100ax, 3HWAKEHHS TinepTpodii JiBOro HMUIYHOUYKA, 30UIbIICHHS
pOCTy, MTOKPAIIEHHS SIKOCT1 KUTTS Ta 3HWKeHHs BuaLieHHs Al 3 ceuero. Jlaponinaza
HE MPOHUKAE yepe3 remaToeHuedaniuauii 6ap’ep (B JiKyBajabHIN 1031), TOMY HE /i€ Ha
HelpokorHiTuBHI  nopymeHHs. Ockiibku  MIIC 1 Tunmy € mnporpecyrodum
3aXBOPIOBAHHSAM 3 JICIKMMH HE3BOPOTHUMH O3HAKaMH, TO YHM paHIIIE PO3II0YaTo
JiKyBaHHS, TUM Kpallle MOTCHIIHHUN pe3ybTar.

Kpurepii Bxmtouenns naiiedtiB 3 MIIC I tuny nns nouatky ®3T (Oyas-sikoro
BIKY):

1) medinut akTUBHOCTI 0O-L-1AypoHina3u, MiATBEPKEHUM B 2 O010J0TTYHHUX
3pa3Kax, FTeHOTUITYBaHHS;

2) sk mi"iMyMm 1 3 kimiHigyHEX 1posBiB MIIC I tumy, mpo ski Bigomo, Ha sKi
BriuBae O3T:

- OOCTpYKTHBHE,  PECTPUKTHBHE Ta  IHTEPCTUIIAIBHE  pecHipaTOpHE
3aXBOPIOBAHHS, CHHAPOM aITHOE YB1 CHI/T1IEPITHOE;
- KICTKOBO-CYrj000Bi TOpPYIIEHHS, SKi TEPEIIKOKAIOTh PYXJIUBOCTI Ta

HE3JIC)KHOCT1 B MIOBCSAKICHHOMY JKHUTTI;

- TopylieHHs 3 OOKy CepIeBO-CYAMHHOI CHCTEMHU (MiOKapiiomaTis, JIETCHEBE
ceple).

Ha manwmii wac Hemae mOKa3iB, SKi BKa3ylTh a00 3amepedyroTh JIKyBaHHIO
TMaIieHTiB 6€3 CUMIITOMIB, BUSIBJICHUX IPU HEOHATATLHOMY a00 CIMEHHOMY CKPHHIHTY.
L{i Bunajxu moBUHHI OyTH oIiHeH1 KoMmiTeToM criemianictiB 3 MIIC I turmy.

Kpurepii Bukntouenns naimientiB 3 MIIC I tuny nns mouatky ®3T:

1) BariTHiCTh a00 TOAYBaHHS TPY/IIO;

2) HasSBHICTh HE3BOPOTHUX 3MiH, SKI HAWOUTBII BIPOTIAHO TPHU3BEIYTH 10
CMEPTEILHOTO BUMAJAKY, HE3aleKHO Bif JikyBaHHs, 3 nmpuunad MIIC 1 tumy abo
CYIyTHBOT'O 3aXBOPIOBAHHS MiATBEPKECHOTO JESKUIBKOMA CIIeIiaIiCTaMH,

3) Tskka moOiuHa peakiis (aHapiTAKTHYHUN IIOK, PU3UK CMEPTI), SKY
HEMOKJIMBO O€3MEYHO KOHTPOJIIOBATH 32 JOMOMOIOI0 HEOOXITHUX TEparneBTUYHUX
3ac001B;
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4) BHUHHMKHEHHS HE3BOPOTHMX Ta HEBUJIIKOBHMX CYNYTHIX 3aXBOPIOBaHb,
MITBEPKEHUX JEKUIbKOMA CrieliaaicTaMu.

Jlekiipka JOCHIKEHb NPOJAEMOHCTPYBajld NOTEHLIa]l TEeHHOi Tepamii A
nmikyBaHHs mnamieHtiB 3 MIIC 1 Tunmy, ocoOauBO 3 CTOBOYpPOBUMH KJIITUHAMHU 3
KICTKOBOT'O MO3KY B SIKOCT1 TKAHMHH-MIIIEH] JIJI1 TPOBEJICHHS T€HHOT TepaIlii.

2. 3amicHa eH3uMoTepamiss Ta/a00 TpPaHCIUIAHTALS TIeMATONOCTHYHHUX
CcTOBOYPOBHMX KJIITHMH NIPH BCTAaHOBJICHI AiarHo3dy mykomoJgicaxapuno3d I tumy,
pesyabtatn €Bponeiicbkoro koncencycy 2011 poxky (Enzyme replacement
therapy and/or hematopoietic stem cell transplantation at diagnosis in patients
with mucopolysaccharidosis type I: results of a European consensus procedure,
2011)",

BuytpimnasoBenna @3 T napoHia3or0 BUsSBUIACS O€3MEYHOI0 Ta €(hEKTUBHOIO Y
naiieHTis 3 MIIC 1 Tunmy B mwmpokomy aAiama3oHi IMIOAO BIKY Ta TSHKKOCTI
3aXBOPIOBAHHS, 3HAYHO IMOKPAIYIOYM COMATWYHHWM CTaH maiieHTa. JlapoHima3za He
MO’K€ MPOHHUKATU 4Yepe3 remMaToeHuedaniynuii 6ap’ep y 3Ha4HIA KUIBKOCTI, TOMY HE
nornepe;pkKae 3HKEHHsI KOTHITUBHUX (YHKIIN y TAIIEHTIB 3 TxKKOI0 hopmoro MIIC 1
tuny (cuaapom ['yprep).

TI'CK € meTogom BUOOpY y maiieHTiB 3 Oubi TskKuM ypakeHHsMm [THC. byno
TIOKa3aHo, IO 1151 IPOIIeIypa 30epirae iHTeIeKTyaIbHUI PO3BUTOK, SIKIIIO BUKOHYETHCS
Ha paHHIX cTajifax 3axBopioBaHHsA. Ha manuit yvac TI'CK moka3aHa il maifi€eHTiB 3
Tsokkoro ¢opmoro MIIC I tuny (cunapom [ypnep) y Bimi mo 2 pokiB Ta 06e3
KOTHITUBHUX TOPYIIEHb 200 3 MOMIPHUMHU KOTHITUBHUMU MOPYIICHHAMHU (KOS(IIIEHT
po3Butky DQ>70). Ilpouemypa TI'CK mnoB’s3aHa 13 3HAYHUM PHU3UKOM
3aXBOPIOBAHOCTI Ta CMEPTHOCTI. OJJHAK B OCTaHHI pOKH CMEPTHICTb, OB’ s13aHa 3 TT'CK
3HM3WJIACS, a IMIBUJKICTh MPUKUBICHHS MOKpAIUiIacs, B Pe3yJbTaTi 4Oro MOKa3HUKH
BMKMBAHOCT! 3 TMPIKUBJICHHSIM JOHOPCHKUX KIITHH mepeBuinye 90%. Kpim Toro
JApOHia3a BCE YacTille BUKOPHUCTOBYETHCS B SKOCTI aJi’ FOBAHTHOI Teparrii mepen
TI'CK niis mokpaiieHHs KJIIHIYHOTO CTaHy Mepe1 TPaHCIUIAHTAITIETO.

OnHak 3 MPUYXUHU PIAKICHOCTI ITbOT'0 3aXBOPIOBAHHS HA JIaTy HAITUCAHHS JAHOTO
€BpoIeiichKoro KoHCeHCycy Oyno mpoBeaeHO Tulbku oxHe PKJI momo BuBUYeHHS
edexktuBHOCTI  japonimazu.  Edextunicte  TI'CK  omiHioBamacs — TUIBKH
PETPOCTICKTUBHUM aHAI30M KOTOPT, Ta HE MPOBOAWIOCS JOCHIIKEHb, SKI O
MTOPIBHIOBAIIA OOMABI METOIUKH.

Pexomennarrii:

- pimeHHs PO BUOIp JIKyBaHHS, MOIU(DIKYIOYOTO 3aXBOPIOBAHHS MAaIli€HTa 3
MIIC I Tuny noBUHHO TTpUHMMATHCS KOJEKTUBHO. B 1110 KOMaH 1y TTOBUHHI BXOJUTH K
MIHIMYM JiKap TO JIIKyBaHHIO METa0OJIYHUX 3aXBOPIOBaHb, JIKAP-TPAHCIIAHTOJIOT
KICTKOBOTO MO3KY Ta HEMPOICUXOJIOT, siKi MatoTh A0cBin JikyBanas MIIC I tamy;

12 https://ojrd.biomedcentral.com/articles/10.1186/1750-1172-6-55
10
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- TEHOTUN MOBUHEH OYTH BCTAHOBJIEHUMU IiJI Yac MOCTAHOBKHU JIarHO3Yy Y BCIX
namientiB 3 MIIC I tuny, oCcKuUIbKY 11€ MOKE JOTOMOTTH B MPUUHSTTI PIllIEHb 11010
CTparterii JTIKyBaHHS;

- TI'CK € Hailkpamlowo cTpaTeri€lo JiKyBaHHS NALIEHTIB 3 JIIarHO30M
BCTAaHOBJICHUM JI0 2,5 pOKIB Ta sKi MawTh mnependadyBaHuii cubjapom [yprep
(HasBHICTH KJIIHIYHMX O3HAK Ta CHUMITOMIB, XapakTepHUX IJs cuHiapomy ['yprep,
TOOTO (EeHOTUNOBUM [1arHO3, 3aCHOBaHWM Ha KIIHIYHIN ekcrnepTusi), Ta/abo
TOMO3HMIOTHICTh a00 CKJIaJIHy T€TEPO3UTOTHICTh 1010 MyTal[1i OB’ I3aHUX BUKJIIOYHO
3 TsoKKUM (enotunom. 3T He € edekTuBHOWO y 3amo0iraHHI HEHPOKOTHITUBHOIO
3HMKEHHA Y MAIIEHTIB 3 CUHApOMOM ['ypiiep, oCKUIbKH peKOMOIHAHTHUMN (DEPMEHT He
nojojae rematoeHedaniuauii 0ap’ep y J0OCTaTHIM KiIbKocTi. PaHHe JikyBaHHS 3a
nonomoroto TI'CK moske 30epertd KOTHITHBHI (DYHKIIIT Ta MOKE€ MOJErmutd ado
3armo0IrTH ISIKUM COMAaTHYHUM MPOSIBAM 3aXBOPIOBAHHS ;

- TT'CK y nauienTiB 3 Tspkkoto ¢popmoro MIIC I tuny (cunapom ['yprep) Oinbiin
YCITIIIIHA, SKIIO BUKOHYETHCS PaHille, i1 CJ1iJ BAKOHYBATH, SIK TUTbKA COMAaTHYHUN CTaH
JI03BOJISIE IPOBECTH MPOLEAYPY;

- mitu 3 MIIC I Tuny ta mporpecytounm 3axBopioBanusm [HHC (DQ<70) 3
MEHIIIOI0 BIPOTITHICTIO OTPUMYIOTh KOPHUCTh Bia TpaHcruta"Taiii. OJHAaK HE CIij
HaJMIPHO TIOKJIQIaTHCS HA OIIHKY PO3BUTKY AiTel MosoAroro Biky 3 MIIC I tuny;

- s Oyab-skoro marienta 3 MIIC 1 tuny cepeaHboi TSKKOCTI (CHHAPOM
I'ypnep-Illetie) ta ypaxkennsm [[HC, moxHa PO3TISHYTH MOKJIMBICTH NMPOBEICHHS
TI'CK npu HasgBHOCTI BiAMOBITHOTO J0HOpa. OJHAK HA TaHU Yac HeMae JaHUX PO
edextuBHicTh, TI'CK y marfieHTiB 3 JaHUM CHHAPOMOM.

- Bci marientd 3 MIIC I tunmy (B ToMy uucii Ti, KoMy He Oyia mpoBeaeHa
TpaHCIUIaHTaIlisl a00 Maja HeBJIady) MOXYTbh OTPUMATH 3HayHy KopucTh Bijg D3T,
OCKUJIBKH 11€ TTIOKPAITUTh JeIKI COMAaTUYHI CHMIITOMH 3aXBOPIOBAHHS,

- ockuibku edextuBHiCTE D3T MIABUIIYETHCS, SKIIO PO3MOYUHATH il B
PaHHBOMY BIiIli, i CJIiI MOYUHATH BiApa3y IICJsA MMOCTAaHOBKH JiarHO3Y;

- mamieHTH, skuMm npuszHadyeHa TI'CK, moxyTts orpumaru kopuctb Big ®3T
nepen TI'CK, ockinbKH e MOKE MOKPAIIUTH KIIHIYHUHA CTaH MaIli€HTA.

3. Iloka3zaHHsi [0 AayTOJOriYHOI Ta AJOreHHOI TPAHCIUIAHTAIIL
reMONMOeTHYHHUX KJIITHH: peKoMeHIalii AMEPUKAHCHKOI0 TOBapUCTBa 3
TPAHCIVIAHTANLIT KPOBIi Ta KicTKOBOro Mo3Ky, 2015 pik (Indications for Autologous
and Allogeneic Hematopoietic Cell Transplantation: Guidelines from the
American Society for Blood and Marrow Transplantation, 2015)%,

AMepuKaHChKE TOBApUCTBO 3 TPAHCIUIAHTAIlll KPOBI Ta KiCTKOBOTO MO3KY Y
BIJIMOBIZp Ha MOTPeOy, BU3HAUCHY MAIlIEHTAMH, MMOCTAYaIbHUKAMH, TJIATHUKAMH Ta
MOJIITUKaMH, 3acHyBajio PoOouy rpymy st (opmymioBaHHS KOHCEHCYCHUX
peKOMeHaIii Mmoo KiHIYHX moka3anb ;s TT'CK, BpaxoByroun q0Ka30Bi JaHi.

13 https://higherlogicdownload.s3.amazonaws.com/ASBMT/43a1f41f-55cb-4c97-9¢78-
c03e867db505/UploadedImages/Indications_for_Auto_and_All.pdf

11



Jlaponioasa ons aikysauns myxononicaxapuoosy I muny, 01.09.2022

3a naHuMu AMEpPUKAHCHKOTO TOBAPUCTBA 3 TPAHCIJIAHTALIll KPOBI Ta KICTKOBOTO
MO3Ky AiTsiM 110 18 poxkiB nipu jikyBanHI MIIC 1 3a HasBHOCTI HEOOXITHUX MOKa3aHb
pexomeHoBaHo BukoHyBatH ajoreHHy TI'CK Ta He pekoMeHmoBaHA ayToOJIOTiUHA
TI'CK.

JlonatkoBo YTMOBHOBaXEHUM OpPraHOM 3HaieHl MmyOuikauii MiAroTOBJIEHI
npodbHUME crerianictamu 3 BeaeHHss MIIC moa0 1iarHOCTUKY, KITHIYHUX TPOSIBIB
Ta Cy4YaCHUX METO/IB JIIKYBaHHS.

1. MyxkomnoJaicaxapuao3 I tuny. bpasuaisi, 2020 pik (Kubaski F, de Oliveira
Poswar F, Michelin-Tirelli K et al. Mucopolysaccharidosis Type I. Diagnostics
(Basel). 2020 Mar 16;10(3):161. doi: 10.3390/diagnostics10030161. PMID:
32188113; PMCID: PMC7151028),

Pekomennanii migroToBieH1 TPymow ekcnepTiB bpasuiii mono BeaeHHs
naiieHTiB 3 MIIC I tumy.

TepaneBTUYHI MIAXOIU 0 JIIKYBAaHHS.

1) Ilepma TI'CK mpu nikyBanus MIIC 6yna Bukonana B 1980 poui. Ha nanuit
yac TI'CK € 3omotum crangaptoM JiikyBaHHS Tskkoi popmu MIIC I tuny (cunapom
['ypnep). Lo npouenypy He0OOXiTHO MPOBOAMUTH SIK MOXKHA paHiiie — 70 2,5 pokiB Ta
PO3BHUTKY TsHKKUX KOTHITUBHUX MOPYIICHB, OCKUIBKU JJIsI TOTO 100 KJIIITHHU OTPUMaH1
BiJl IOHOPA, A0CATIN HeoOx1aHOo1 KoHeHTparii B [[HC Ta 3aminunu icHy0U1 KIITHHA
i Moxke 3HamoouTucs Ounst 1 poky. Ouikyerbes, mo TI'CK mokpamuTs KIIiHIYHI
nposisu MIIC | Tumy, BKIIOYarOYM 3HIKEHHSI PYXJHMBOCTI CYrjoOiB, 30py, CIyXY,
GbyHKIIIT ceprieBO-CYyAUHHOI CUCTEMH, OTPYOIHHS pyC 00IMYYsi, OOCTPYKIIIIO BEPXHiX
IUXaJbHUX NUISIXIB, TuXalbHy (QyHKIit0, renarocruienoMeranito. TI'CK takox moxe
cTtaburiyBaT abo TmomepeauTd rigporedalnilo Ta IONEPEIUTH TMOTIPIICHHS
TICUXOMOTOPHUX (YHKITIHA. OTHAK Ba)KJIMB1 BIIMITHTH, IO 111 METOJIUKA JIIKYBaHHS HE
3/1aTHA CYTTEBO CKOPETYBaTH KJIIHIUHI MPOSBU 3aXBOPIOBAaHHS B KiCTKax abo porisiii,
aHoMaJyii cepleBUX KiamaHiB a00 KOTHITUBHI Ta IHTENEKTyaldbHI €(EKTH, SKi
po3BuHyIHcs panimre. Jloctyn go [THC Ta kopekiiis MeTabomi3My B HEPBOBIM TKaHUHI
€ OCHOBHOIO TpuunHOI0 TOro, o TI'CK BBakaeThcs METOIOM BHOOPY MpPU TSHKKIN
dopmi MIIC 1 tuny (cunapom ['ypiep), OCKUTbKM BHYTPINTHROBEHHE MPU3HAYCHHS
@®3T nHe nonae rematoennedaniunuii 6ap’ep. EpexruBnicts TI'CK 3anexuTs Bzl piBHSA
aKTUBHOCTI (DepMEHTIB, SKIA MOCSATAETHCS TICHS TpPaHCIUIAHTAIlli, IO HAaMpsSMYy
OB’ 5I3aHO 3 THUTIOM JOHOPCHKUX KIIITHH Ta XiMepusmoM. Ha croromni 6utbmie 1000
narieaTiB 3 MIIC orpumanu TI'CK B saxocti nikyBauHs. [IpodinbHi 1eHTpH
MOBIJOMIISFOTH TIPO BMKUBaHICTh TpaHCIuIaHTaTiB y 90% narientis 3 MIIC I tumy.

Hemae enunoi nmymku mono BukopuctanHs TI'CK gmis jmikyBaHHS JIETKO1 Ta
cepeanboi Gopmu MIIC 1 tuny (cungpom ['ypnep-llleite ta cungpom Illeite) 3
MPUYMHA X TOBUTBHINIOTO MPOTPECyBaHHS, OUTBIIOT TPUBAJIOCTI JKUTTSA TMAIli€HTA,
MEHIIIE BUPAXEHUX 200 BIJICYTHIX KOTHITUBHHX MOPYIIEHHB, 0COOJIMBO 3 YpaxXyBaHHAM
noctynHocti @3T. Tum He Menmn, ctpateris BukopuctanHs mertoguku TT'CK s

14 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7151028/
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JikyBaHHs Jerkoi Ta cepeanboi popmu MIIC I Tunmy BUKOpPHCTOBYBaslach B JIEAKUX
KpaiHax Ta MEperjisiJacThCsl y 3B’SI3KYy 3 BHCOKOIO BapTICTIO moxuTTeBoi P3T y
NMOpIBHAHHI 3 ofHOKpaTHOW mnpouenyporo TI'CK. JIsgkyroun HOBHM HpPOTOKOJIAM
KOHJMIIOHYBAaHHS TPaHCIUIAHTAlllA cTajia OUIbI O0€3MEeYHOI0, X0Ya PU3UK YCKIIAJHEHD
BCE L€ 3aJUIIAETHCS.

2) ®3T € yacTHHOIO CTAHAAPTY JiKyBaHHs mamienTis 3 MIIC I Tuny. Ii Mmoxua
BUKOPUCTOBYBATH B IKOCTI MOHOTEpaIIii, a00 B AKOCTI a/1’ FOBAaHTHOI TEpaIii A0 Ta MiCIs
TpaHCIUIaHTallil y nanieHTiB 3 Tshkkoro ¢hopmoro MIIC I tuny (cunapom I'ypiep). Ha
JAaHWW Yac JIapoHiJa3a € €MHUM JOCTYITHUM JIKapCchbkuM 3acoOoMm. B HemomaBHO
onpuntogHeHOMY KokpaHiBCBKOMY OTJIsil, B KUK OyJI0 BKIFOYEHO | TOCIHITKECHHS,
MOKAa3aHO JOCTAaTHBO JIOKa3iB, IO JIapOoHina3a e)eKTUBHA B MOKpAIIeHHI 010XIMIYHHUX
Ta (YHKUIOHATBHUX MapaMeTpiB, Xoua JUIsl OLIHKH ii JJOBTOCTPOKOBOI €(PEKTUBHOCTI
HEOOX1IH1 JTOAATKOBI JOCHIIKEHHs. 3a pe3ylbTaTaMU BIJIKPUTUX OOCepBallIiHUX
JOCTI/DKEHb TpUBAJie JIKYBaHHS JIAPOHIZa30l0 MOXKE TMPHU3BECTH OO CTIHKOTO
MOKpAIlleHH, ajieé He J0 Hopmaiizalii 6ioMapKkepiB B IUIa3Mi Ta ce€Yi, a TaKOX [0
MOKpalieHHss 0araTb0X IMOKa3HMUKIB (00'eM TEUIHKH, Jiama3oH PyXiB IUieya, TECTU
IUXanbHOi (yHKINIT), aye pe3yapTaTH IMOAO0 YPaKCHHS CEpIeBUX KIIAIaHiB,
NOMYTHIHHS POT1BKH, CKEJIETHUX MPOSIBIB — CYNEPEUIIUBI.

YTBOpEHHSI aHTUTLI J0 JIAPOHIJA3M CIIOCTEPITa€ThCsl Maike y BCIX MAIll€HTIB,
BHUCOKI TUTPH aHTHTLI caMi 10 co01 He BKa3YIOTh Ha 3MEHIIICHHS KJIIHIYHOT BIATIOBII y
MaiOyTHROMY. OTHaK OyJIO MOKa3aHO, 10 HASBHICTH 1HTIOYIOYMX aHTUTLI KOPEIIOE 3
OUTBIII BHCOKUM CIIBBITHOIICHHSM JepMaTaHCYIb()aT/XOHIPOITHHCYIbGAT, IO
OB’ S13aHO 3 TSDKKICTIO MOPYIICHB JUXAaHHS yBI CHI.

OcHoBHMM OOMeEXeHHsIM BHYTpimHbOoBeHHOT ®3T € He3maTHICTh y AOCTaTHIN
KUTBKOCTI JojaTu remaroeHnedaniyauii 6ap'ep. Xowa Oyno moxaszaHo, mo D3T
TOKpariye aHomajii 61101 pe4oBHHHM Ta NMEPUBACKYJSIPHUX MPOCTOPIB Y IMAIIEHTIB 3
cungpomamu ['ypnep Tta ['ypnep-lleiie, ®@3T HemocTaTHbO Ml TMONEPEIKEHHS
Heliponerenepairii y narientiB 3 MIIC I Tumy, mo miakpeciatoe HeoOXiJHICTh TOIIYKY
HOBHUX METOAMK JIIKYBaHHS.

3) BuyrtpimmsoBenna ®3T (fusion protein) — mpoHHKarO4Ya dYepe3
remaToeHnedaniuauii  O6ap’ep  a-L-imypoHimaza mo3Boimia O BIPOBAAUTH
HEIHBa3WBHUM TepaneBTUYHUI BapiadT JikyBaHHs cumnToMiB [IHC nmpu MIIC I Tumy.
Ha panmit wac mpoitmu mocmimxenus [ ta II ¢a3 valanafusp alpha, me mpemnapar
MOKa3aB CBOIO KOPUCHICTh, Hapa3i JOCTIIKEHHS TPUBAIOTb.

4) InrparekanpHa D3T — BBemenns @O3T 3a gomomororo iH’€KIii B
CIMHHOMO3KOBUH KaHaJ a00 B Cy0apaxHOiJaIbHHUNA MPOCTIP.

5) I'enna tepamist — TOCTIIKEHHS TPUBAIOTh.

6) MonexynsapHa Teparisi — peYOBUHH, K MOXKYTh 3MIHIOBATH JIETPAIAIii0 a00
cunre3 ['Al’ Ta nmpoHUKarOTh yepe3 reMaroeHiedariaauii 6ap’ep.

2. Myxkomnoaicaxapuao3 I Tuny: cydacHi MeToAu JTiKyBaHHS, 00MeKeHHA Ta
nepcnektuBu nokpamenns. CIIA, 2021 pik (Hampe CS, Wesley J, Lund TC et
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al. Mucopolysaccharidosis Type I: Current Treatments, Limitations, and
Prospects for Improvement. Biomolecules. 2021; 11(2):189.
https://doi.org/10.3390/biom11020189 ).

Metoau AiKyBaHHS:

- Anorenna TI'CK BBakaeTbCs 30JJ0THM CTaHAAPTOM JIIKYBaHHS TAKKOI (hopMu
MIIC I tuny (cunapom ['ypriep) Ta MOXke MOJETIIUTH PsiJi CUMITOMIB 3aXBOPIOBAHHS
Ta TIOJIOBKUTH TPUBAIICTB )KUTTSI MAIIEHTA, OCOOIUBO, SKIIIO MPOIETypa BUKOHYETHCS
70 2 pOKIB Ta /10 MOYAaTKy KOTHITMBHUX MOPYIIEHb. B 1IOMy BHKMBaHICTh 3HAYHO
MOJIOBXKYEThCSI Ta npu paHHbomy mpoBeaeHHI TI'CK woxnuBo crabutizyBaTu
3HM)KEHHS HEMpOKOTHITUBHUX QyHKLIA. OnHak kiiHiyHa kKopucth TI'CK Bapitoe mixk
nali€eHTaMH Ta HaBiTh MK PI3HUMHU OpraHaMH OJHOTO ¥ TOTO X mnaifieHTa. Baxxiugo,
mo TI'CK moxe nonepenuTy, aje HE 3HAYHO MOKPAIIMTH ICHYIOY1 KIIIHIYHI POSIBU B
KicTKax, poriBmi, cepueBux kinanaHax Ta I[[HC. VYgockonaneHi pexumu
Mi€710a0JJATUBHOTO  KOHAMI[IOHYBAaHHS, JOCTYIHICTh CYMICHOTO JOHOpa Ta
MOKPAILCHHS MMATPUMYIOUOI Tepallii 3HAYHO 3HU3UJIU PIBEHb CMEPTHOCTI, TIOB’ sI3aHUM
3 TI'CK npu MIIC I Tuny npoTsirom ocTaHHIX JECATUIITH. JJOCATHEHHS HalKpammx
pe3ynbrariB y mnamieHtiB, ki npounum TI'CK, 3amexuts Bim 6aratbox ¢akTopis,
BKJIFOUAIOYHM BIK PELMITIEHTA, ICHYIOY1 TPOSIBHU 3aXBOPIOBAHHS, HASBHICTH BJIMOBITHOTO
noHopa Ta jxepeno Tkanuuu aia TTCK.

- ®3T (;maponinasa) nokaszana cBorw edekruBHicTh npu MIIC I Tumy Ta nobpe
NIEPEHOCUTHLCSA TAIlIEHTAMHU, ajie MOTHKHEB1 1HP Y31l TOTpeOyIOTh 1eKUTLKOX T'0JIUH, 110
MOCWJIFOE TsTap XBOPOOM Yy MAIllEHTIB Ta iX ciMed. [HIIMNA TOJOBHMM HEIOIK
3aKJTII0YA€THCS B HU3BKOMY PiBHI TPOHUKHEHHS ()ePMEHTY uepes reMatoeHIeariaHmii
Oap’ep Ta HeepeKTUBHINA JOCTaBIl B O€3CYIWHHI TKAaHUHH. BiAMOBIIHO KOTHITHBHI
dbyHKIIi1, 1edopmartisi CKeJIeTy Ta TOCTPOTa 30pY HE MOKPAIIYIOThCS BiJl BAKOPUCTAHHS
miei tepanii. Y Ourbmnocti namieHTiB (1o 90%) BupobnsioTees anturtina (IgG) mo
JIApOHiTa3H, 10 MOXKE BIUITMBATH Ha aKTUBHICTh ¢epMeHTYy. He muBnsducek Ha Te, 110
®3T He pekoMeHAOBaHA B SKOCTI €IWHOTO METOAY JIIKyBaHHsS CHUHIpomy ['ypiep,
koMOiHariss ®3T 3 TI'CK Moxe maTu mepeBaru nepej KO)KHUM OKPEMHUM METOI0M
nikyBaHHs. [Ipuznauenus @3T nepen TI'CK mo3uTHBHO BIUIMBA€E HA KIIHIYHUHN CTaH
namierara. 3T Moxke HamaTH AOJATKOBUI Yac MAIlEHTY IS MOIIYKY BiAIOBIIHOTO
nonopa mns TI'CK, tomy ®3T wacto mpu3Ha4yarOTh OJApa3y IICIS BCTAHOBJICHHS
niarHozy. BaxmmBo Bimmitutu, 1mo BukopuctanHs ®3T He Oymo moB’s3aHO 3
3HIDKCHHSM MIBUAKOCTI MPWKUBJICHHS TPAHCIUIAHTATY, a TOCTIAyH4a Mpoleaypa
TI'CK mnpuszBommna 10 ociabieHHs YTBOPEHHS HEUTPaIi3ylouuX aHTHTUI 10
napoHigasu. bimeme Toro, 3HmwkeHHs KoumeHtparii ['AI' B pesymprati ®3T 1o
npoBegeHHs TI'CK mokpainye npuxkuBieHHs TpaHcruiantaty. [loBimomisiiocs, 1o
6esnepepra 3T micns TI'CK 3HmKYyE TATap MOMATBIIOTO MEPEOIry 3aXBOPIOBAHHS.

ExcrniepyuMeHTanbH1 METOU J1KYBaHHS:

- 3MeHIeHHs cyocrpary (I'AT);

15 https:// doi.org/10.3390/biom11020189
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- npuiBUAIIeHHS Aerpanamii [AT;

- MpoTHU3anaibHa Teparis;

- IHTpauepeOpOBEHTPUKYIISIpHA Ta IHTpaTeKaabHa O3T;

- BHYTpIIIHBOYTpOOHE JikyBaHHsa P3T;

- mepeminieHHs pepMeHTy uepe3 remaToeHIedaniyuuii 6ap’ep;
- MOJIEKYJISIpHA Teparnisl.

ITin ywac mpoBenenHs nepxkaBHoi OMT 3a CKOpOYEHOIO MPONEAYPOIO Oynu
3HaiieHi Pexomenpanii [lemapramenTty oxoponHu 3a0poB's Asctpanii Ilporpama
“Jiku, mo pATYIOTh KUTTA” - Mykonoaicaxapuao3 I tuny — JlemaprameHt
oxoponu 310poB's ABcrpaiii, 2020 poky (Guidelines for the treatment of
mucopolysaccharidosis type I disease (MPS I) through the Life Saving Drugs
Program)!®

Ili pexomenpailii MICTATH 3arajbHi, MOYATKOBI Ta MOTOYHI BHUMOTH 010
OTPUMAaHHS JOCTYMY /10 JIIKApChKOro 3aco0y napoHiaaza ass gikyBanas MIIC I tuny
B pamkax [Iporpamu “Jliku, mo pATyroTh KuTTsS (namni - [lporpama).

MenukaMeHTO3HE JIIKyBaHHS 3a JIepXKaBHI KOIITH B paMkax IIporpamw,
JOCTYyIIHE I TAIlieHTIB 3 miarBepukeHuM jgiarHo3oM MIIC I tuny (cuapoMom
I'ypnep-Illetie), nenocrynue miusa namieHTiB 3 MIIC 1 tuny (cuaapomom ['ypiep Ta
cunapomom Illetie).

3apa3 icHy€e OJIuH JIIKapChKuii 3aci0, IKMif MOKHA OTpUMaTH B paMkax [Iporpamu
st mikyBanHs MIIC VI tuny. MibxHapoiHa HemaTeHTOBaHA Ha3Ba IbOTO JIIKAPChKOTO
3aco0y JlapoHijasa.

MakcumanbHa 7103a JIApOHiZa3H, IKy MOKHa OoTpuMatu B paMkax [Iporpamu,
cranoBuTh 100 OJI/Kr Ha THKICHD.

3aranbHi KBaTiiKaIiifHi BAMOTH: MMAI[IEHT IOBUHEH BiMOBIIaTH MTOYATKOBHUM 1
MOTOYHUM KPUTEPISIM TNPUUHATHOCTI, SK JETAIBHO OINKMCAaHO B JOKYMEHTI; Oparw
y4acTh B OIIHII €(EeKTUBHOCTI JIKAPCHKOTO 3aco0y IMIIAXOM MEPIOJUYHOI OI[IHKU
3TiTHO 3 ITUMHU PEKOMEHAIIsIMU, a00 MaTH MPUHHATHY IPUYNHY HE MPUHAMATH y4acTi
y IepioANYHIN OIIHIl; HE CTPaXKIaTH BiJl OyIb-SIKUX 1HIIMX 3aXBOPIOBAHb, BKIIFOYAIOUN
yckinaaaerHss abo Hacminku MIIC 1 Tumy, sKi MOXYTh TOCTAaBHTH IIiJl 3arpo3y
e(eKTUBHICTh METUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BUKIIOYCHHS: TaIli€eHTH 3 MiATBep kKeHUM miazHozoM MIIC 1 tumy
(cuaapomomM I'ypriep abo cunapomom llleiie); mamieHTH 31 3HAYHUMHU TPYIHOIIAMU B
HaBYaHHI Ta/a00 HEBPOJIOTIYHHUMH CHMIITOMAaMHU, SIKi BKa3yloTh Ha cuHapoM ['ypiep;
TMAIlIEHTH 3 HASBHICTIO 1HIIIOTO HEOE3MEUHOTO JIJIS )KUTTS a00 TSHKKOTO 3aXBOPIOBAHHS,
Ha JIOBTOCTPOKOBHI MPOTHO3 sIKOTO HaBpsia un BIumHe O3T; marieHTH 3 HasgBHICTIO
HIIIOT0 3aXBOPIOBAHHS, SIKE€ CTAaBUTH Mmin 3arpo3y edextuBHicTh O3T; mamieHTH, AKi
OepyTh y4acTh B KIIHIYHUX JTOCITIKEHHSX.

16 https://www.health.gov.au/resources/publications/lsdp-mpsi-guidelines
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Hiaruno3z MIIC I tuny (cunnpom I'ypnep-lllelie) noBuHeH OyTH MiATBEPAXKEHUI
nedinutom anba-L-imypoHizazu B JeHMKoNMTaX 3a pe3yJdbTaTaMu  aHali3y,
MPOBEJICHUM B aKpeAUTOBaHIN Jlaboparopii, a00 y BHUMAaJKy OOCTeXeHHS OpaTiB 1
cecTep Malli€eHTa 3 JIarHO30M - BUSBICHHS 2 MyTallii, [0 MPU3BOASTH 10 PO3BUTKY
3axBoptoBaHHs. lediuut anbda-L-in1ypoHifasu B OUTMX KPOB’STHUX TUIBLSAX MOBUHEH
OyTu miaTBepIKeHH a00 (hepMEHTHUM aHali30M y KyJIbTHBOBaHUX (iOpobracTax
HIKIpU, 200 BUSIBICHHSIM 2 MyTalliid, 0 NPU3BOJAATH 10 PO3BUTKY 3aXBOPIOBAHHS, Y
reni anbga-L-inyponinasu.

[louaTkoBi KpuTepii NPUIUHATHOCTI AJA JIIKYBaHHS JapOHiIa3010 BKIIOYAOTh
YMOBH, IO TAIIEHT TOBWHEH MaTH MNPUHAWMHI OJHE 3 HACTYIHUX YCKJIaJHEHBb
cuapomy ['ypuep-Illerie:

- TOpYIIEHHS JUXaHHA YBl CHI: MAI[lEHTH 3 YacTOTOIO AIMHOE/TIMOMHOE >5
MOJI1/TOIMHY 3arajJbHOTO 4Yacy CHy a0o Ouiblie 2 TSKKUX €Mi30[IB Jecaryparii
(macuuenns kucHeMm <80%) 3a mepioj] HIYHOTO CHY;

- rectu pyHKiiT auxanus: namienTa 3 @XKEJI menmie 80% Bi MPOrHO30BaHOTO
3HAYCHHSI;

- MOpYUIEHHS cepueBoi QYyHKIIA: TUCHYHKIS MIOKapay, Npo IO CBITYUTH
3HIKEHHA (Dpakiiii BUKUY MeHIe HiK 56% abo 3MeHIIeHHs Qpakifii CKOpoYeHHs <
25%;

- mopymeHHs QyHKIII cyrio0iB: y TAaIliEHTIB PO3BUBAETHCS OOMEKECHHS B
Jiana3oHi pyxiB cyrio0iB Ounpiie HbK Ha 10° Big HOpMH B Iuledax, IUi, CTErHax,
KOJIIHAX, JIKTAX a00 pyKax;

- HeMoBJIATa abo IiTH y Billl 10 5 POKIB: 3asBH MOXYTh OyTH MOJaHi s
HEMOBJISAT Ta JITeH, y SKUX 1€ HE BUHUKIM CHMIITOMHM, BIIMOBIAHI JI0 KPUTEPIiB
NPUHHATHOCTI, oJHAaK BcTaHoBieHWH miarHo3 MIIC I tuny (Hampukiaa, MeTomaoM
TeHOTUITYBAaHHA) Ta € YITKUI MPOTHO3 MPOrPECYBaHHS 3aXBOPIOBAHHS, BPAXOBYIOUH
IIporpecyBaHHs XBOpoOu Opara abo cecTpH, sSKi MalOTh aHAJIOT1YHE 3aXBOPIOBAHHS.

[TocTitini kpuTepii MPUUHATHOCTI: JIKYIOUWN JIiKap MOBHHEH IMIOPOKY a0 1
TpaBHS TOJaBaTH OKpeMy (OpMYy IOBTOPHOI 3asiBH, SKIIO BiH Oaxxae, 100 MaIlieHT
IPOJIOBXKYBAB OTPUMYBATH JIIKYBaHHS 32 Jep>KaBHI KOIIITH B paMKax JaHoi [Iporpamu.
dopma TOBTOPHOI 3asiBU Ma€ MPOJEMOHCTPYBATH KJIIHIYHE TMOKPAIICHHS CTaHy
narieHTa abo cTaburTi3alliio CTaHy IMaIi€eHTa, a TAKOXK IMMOBUHHI OyTH HajaH1 JOKa3H, 110
MiATBEPKYIOTH MOCTiiHE TipaBo Ha jikyBanHs MIIC I tumy.

JlikyBaHHA 3a Jep)kaBHI KOIITH B paMkax [Iporpamu moske mpoaoBKyBaTHCA,
SIKIIIO HE 3aCTOCOBYETHCSA OJIHA a00 JCKUIbKA 3 HACTYIHUX CHTYAIliil: HEIOTPHUMAaHHS
HAJC)KHUM YWHOM CXEMH JIIKyBaHHS, HEHAJaHHS JaHWUX, KOIA pe3yJbTaTiB
TEeCTyBaHHS Ta enekTpoHHOI Tabmumi Excel mms MIIC 1 tumy, mo miaTBepIKyHOTh
e(deKTHBHICTH Tepamii; Teparmis He 37aTHa MOJETmUTH ado CTaduTi3yBaTH CUMITOMHU
3aXBOPIOBAHHS, MAIIEHT MAa€ CEPHO3HI MOOIYHI peakilii, moB’s13aHi 3 1HQY3i€I0, SIKUM
HEMOXXJIMBO  3amoOIrTH  BIANOBIAHOK TPEMEIHKAIiEl0 Ta/abo0 KOpUTYyBaHHSIM
IBUJKOCTI 1H(DY31i; y Nali€eHTa BUHUKAIOTh 3HAYHI TPYIAHOIIl 3 HaBYaHHSAM Ta/abo
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HEBPOJIOT14HI CUMIITOMH 3aXBOPIOBAHHS, 10 BKa3ye Ha PO3BUTOK cuHApoMmy ['ypiep;
y Tali€eHTa po3BUBAETHCS 1HIIE HEOe3MeuHe il KUTTS a00 TSHKKE 3aXBOPIOBAHHS, Ha
JOBrOTPUBAIMIA MPOTHO3 SKOro HaBpsan uM BmiinHe @3T; y maiieHTa po3BUBAETHCS
IHIIWI MEIUYHUN CTaH, KU MOXHA OOrpYHTOBAaHO OYIKYBaTH, L0 MOCTABUTH MiJ
3arpo3y Binnosiab Ha ®3T; yMOBHU, 3a3HAUYEH] B KPUTEPISIX BUKITIOYECHHS.

[Tomyx BTOpUMHHUX JKepesl JOKA30BUX JAHUX 00 MOPIBHIBLHOT KIIHIYHOT
edeKkTUBHOCTI Ta Oe3neku JiapoHima3u uis jdikyBaHHs mauieHtiB 3 MIIC 1 tumy
npoBesieHo B 0azax ganux PubMed, The Cochrane Library database Ta BpaxoBaHO
nonarkoBuii 1ucT MO3 Ykpainu, B sskomy OyJid BU3HAUYEH1 MOMYJIALIs, IHTEPBEHILIS Ta
2 xoMmnaparopa.

B nucti MO3 Big 20.06.2022 Ne 25-01/13739/2-22 3a3naueHo 2 KkoMIaparopa —
TI'CK Tta maiikpama nmigrpumytoda tepamis (nami-HIIT). BignoBigno po3po6iieno 2
MOIIYKOBI CTpATerHii.

Ilepwia cmpamezia noutyky

3rifHo NMaHuX YHI(GIKOBAHOTO KIIHIYHOTO MpoTokony marieHtam 3 MIIC 1
(cunnpom 'ypnep) tumy, skum maanyerbes TT'CK, HeobxiqHo 3anpononyBatu O3T 3
MOMCHTY BCTAaHOBJICHHS JiarHo3y. Tepamiro CiIij MpoJOBXKYBaTH JO ITOBHOTO
NPWKUBIICHHS TPaHCIIAHTAHTY, Ticist nboro @3T MokHA NMPUITUHUTH. Y 3B SI3KY 3
ITUM B MOIITYKOBIi# cTparerii kommapatopom o6yne TI'CK + naponinasa.

Kainiune nuTaHHsi: BU3HAYMTH €(QEKTHBHICTH Ta O€3IEKy JapoHila3u y
nopiBHsHHI 3 TI'CK B KoMOiHaIii 3 1apoHiga3ow0 npu JikyBaHHI namieHTiB 3 MIIC I
TUITY.

HocaimkyBana nonyJasauisa: xita 3 MIIC I tumy.

HocaimxkyBanuii Jikapcbkuii 3aci6: naponigaza (laronidase), 100 O[]
(mpubnuzHo 0,58 Mr) Ha 1 kr Macu Tina 1 pa3 Ha THXACHB IUITXOM BHYTPIIITHLOBEHHOT
1HDy3Ii.

Meauuna TexHogorist nopiBusinusi: TT'CK + naponinasa.

OcHoOBHI JocaimKyBaHi pe3yjbTaTH: piBeHb TTiko3amiHorimikaniB (I'Al) y
cedi; pyXJMBICTh Cyrjo0iB; BIKHUBAHICTD; MMOKA3HUKN HEHPOKOTHITUBHOTO PO3BUTKY;
aHTPONOMETPist (BUMIp 3POCTY, MACH TiJia Ta OKPYKHOCT1 TOJIOBH).

Kputepii BK/IWYeHHS: CHUCTEMaTW4yHI OIMSAAM 3  MeTa-aHali3aMHu
pPaHAOMI30BaHUX KIIHIYHUX JIOCTIMKEHb, MO0 BUBYAIM €(EKTHBHICTH Ta Oe3meKy
3aCTOCYBaHHS JapoHina3w aisa nikyBanHs mamieHTiB 3 MIIC 1 tumy; y Bumamky
BIICYTHOCTI CHCTEMaTHYHHX OIVIAIB Ta METa-aHaTI3iB B TIONIYK JOAAaTH
paHI0MI30BaH1 Ta HEPAHIOMI30BaH1 KIIHIYHI TOCTIKEHHS, KOTOPTHI JOCI1IKEHHS.

KpuTtepii BUKJIIOYEHHA: JOCITIKCHHS HAa TBApUHAX, JOCIIIKCHHS BHITAJIOK-
KOHTPOJb, IyOJiKaIii MOBOIO, BIIMIHHOI BiJf aHTJTIMNCHKOI, JTEpaTypHI OTJISIH,
myOJTiKaIii JOCTIDKeHb, M0 HE BIAMOBIIAIOTH JOCTIHKYBAHOMY ITMTaHHIO Ta/a0o
MO JISIIIII.
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KinrouoBi crnoBa mnomyky momo kommaparopy - TI'CK + naponimasa:
Mucopolysaccharidosis type I, Mucopolysaccharidosis I, Hurler syndrome, Quality of
Life, Alpha-L-Iduronidase, Laronidase, Enzyme Replacement Therapy,
Glycosaminoglycans, hematopoietic cell transplantation, transplantation, allogeneic
transplantation. [lomyk mitepatypu OyB OOMEXKEHHMI aHTJIIOMOBHMMH CTaTTSMH Ta
MOBHOTEKCTOBUMHU NyOJIKALISIMU Y BUIbBHOMY JOCTYIII.

3a pesynbTaTaMy MOIIYKY 3T1JTHO BU3HAUCHUX KpUTEpiiB y 6a3i ganux PubMed
ta The Cochrane Library database Oyno 3Haiineno 147 myOsikaiiiid, miciasi BUYUTKH
3arojoBkiB Oyno BimiOpano 17 myOumikamiii ais moganbinoro BuBYeHHA. [licns
NOBHOTEKCTOBOI BUYMTKHM 15 myOunikamid Oyno BIIXHJIEHO 4Yepe3 HEBIANOBIAHICTH
KJIIHIYHOMY mHTaHHio. [l mopanemioro anamizy Oyio BigiOpaHo 2 myOsikaiii
Eisengart et al., 2018'7 (o sigmosigana PICO) ta Eisengart et al., 2013'® (3 meTor0
J01aTKOBO1 1H(DOpMaIIii).

MeTtoto 00cepBaIifHOTO PETPOCTIEKTUBHOTO JOCITIIKEHHS OIMCAaHOTO B
nyOmikamii Eisengart, et al., 2018 Oyma KkulbKiCHa OIlIHKa JOBIOCTPOKOBUX
pesynbratiB i nauieHTiB 3 MIIC I tuny (cunapom ['ypnep) ne nopiBatoeTsest 3T,
TI'CK+®3T Ta BiACYTHICTh CUCTEMHOI TEpamnii.

B rpyny ®3T Oyno BkitoueHO 18 maiie€HTiB, sIKI JOBrOTPUBAIO Ta BUKIIOYHO
orpumyBanu O@3T 3 paHHBOTO BiKY J0 OCTAaHHBOTO CIIOCTEPEKEHHs abo cmepTi. Bci
naiieHTd orpuMmyBanu craHaaptHy go3y ®3T. INamientu rpymu O3T Binmoimanu
HACTymHUM KpuTepisM: kiiHiuaui miarHo3 MIIC I tuny (cungpom ['yprnep) Oys
HiATBEpHKEHU M TeHOTUIyBaHHAM; mo4aTok ®3T 10 5 pokiB Ta BiICYTHICTh B aHAMHE31
TI'CK.

B rpyny TI'CK+®3T 6yno BkirodeHno 54 mamientra 3 MIIC 1 tuny (cunapom
I'ypnep), ski mepeHecan TpaHcIuiaHTaiio nounHardu 3 2002 poky. 42 narieHTa 3 54
orpumyBani ®3T no Ta micns TpaHcIuIaHTarii (B cepeHbOMY 8 THXKHIB), pemTa 12
naiieHTiB He oTpuMyBanu O3T.

B rpymy 6e3 nikyBaHHsA BXoAwio 21 mamieHT, sSKi HE OTPUMYBAJIU HISKOTO
JiKyBaHHS 3 TpuU4uHU BiAcyTHOCTI moHOpPIiB misa TI'CK B wacu xomm 3T mie He
BuKopucToByBanu s dikyBanHs MIIC I tumy.

KpiMm Toro mo 1 mamieHTy 3 KOKHOI IpYIU JIIKYBaHHS OTPUMYBAJIH JTIKYBaHHS Y
Billl cTapiie 5 pokiB, TAKUM YHHOM iX OyJ0 BilHECEHO B Tpymy 0Oe3 JiKyBaHHS, 1100
Bi10Opa3uTH iX KIIHIYHUK cTaH O€3 JKyBaHHS B Mepil 5 pokiB KHUTTI. OgHOMY
narienty B rpyni ®3T Oyma mpoeapena TI'CK y Bimi 3 pokiB, Tomy #oro Oyio
BimHEeceHo j10 rpynu O3T.

JlocmimKyBaHi KiHIIEBI pe3yJbTaTh: BUIKMBAHICTh T4 HEBPOJIOTIYHA TATOJIOTIS
(po3BuTOK TiAporedanii Ta KOMIOpecis MUWHOTO BIIAUTY CIUHHOTO MO3KY). Bcim
narjieHTaM OyJio MPU3HAYEHO XIpypridyHe BTPYYaHHS 3 MPUBOAY Timporiedarii Ta/abo

17 https://pubmed.ncbi.nlm.nih.gov/29517765/
18 https://pubmed.ncbi.nlm.nih.gov/22974573/

18


https://pubmed.ncbi.nlm.nih.gov/29517765/
https://pubmed.ncbi.nlm.nih.gov/22974573/

Jlaponioasa ons aikysauns myxononicaxapuoosy I muny, 01.09.2022

KOMIIpPECISl MIMIHOTrO BTy CHUHHOTO MO3KY (3a BUKItOYeHHAM 2 B rpyni O3 T, skum
BOHO Oyno mnpotunoka3zano). B rpymi ®3T uepe3 mnpomycku AOCHIIKEHb OYI0
BUKJIIOUEHO | maiieHTa 3 pe3ysbTaTiB 1MoJ0 Tiaponedaitii Ta 5 3 pe3ynbTaTiB MO0
KOMIIpECli IHUWHOTO BIJAULY CHMHHOIO MO3Ky. IlalieHTH y SKHX pPO3BUHYJHUCS
rizgpouedanis Ta KOMIpECis IUHHOTO BIIAUTY CIMHHOTO MO3KY /10 TOYATKY J1KYBaHHS
TaKOX OyJIM BUKIIIOUEH1 3 aHai3y (rigpoiedarnis 2 malieHTH).

Cepenniii BIK TNall€HTIB HAa MOMEHT JIKyBaHHS OyB MEHIIMM B TIpyIl
TI'CK+®3T, ik B rpym ®3T (1,5 poky Ta 2,6 pokiB BIIIOBIAHO), XOYa BIKOBI
Jiana3oH1 JIIKyBaHHS OyJIu OJHAKOBUMHU B 000X rpymnax. Jis Toro mo0 3poOutu rpynu
NOPIBHSIHHS OUTBILI CIIBCTABHUMH 1[OJI0 BIKY JIIKYBaHHS 3p00JIEHO 10AaTKOBUHN aHaIi3
3 OOMEXEHHSIM N0 BIKY 3 POKH, IICI LBOrO CEpelHiid BIK NMpH JIIKYBaHHS CTaB
onHakoBuii - 1,3 poku (53 narientu B rpyni TT'CK+®3T ta 10 B rpyni ®3T).

Pesynpraru:

- Buwxupanicts Oyna Hmkya B rpyni @3T y nopiBHsHHI 3 rpynoo TT'CK+®3T
(HR=2,6; p=0,033) ta Huxu4a B rpymi 6e3 JiKyBaHHS Yy MOpiBHAHHI 3 rpynoto ®3T
(HR=2,3; p=0,008). Pi3Huns y BHXHBAHOCTI NpH OOMEXKEHH1 BIKY <3 pOKIB
3aJIMIINIIACS SIKICHO MOJI0HO0 1715t Tpynu 0e3 JIIKyBaHHS y MOpiBHAHHI 3 rpymnoo O3T
(HR=2,4; p=0,046) Ta ansa rpynu ®3T y nopiBusinHi 3 rpynoto TI'CK+®3T (HR=2,5;
p=0,089), ToukoBi OIIHKK Oyiu Maike 1ACHTUYHHMHU, a P-3HAYCHHS OyJIO TPOXHU
BUIIIUM Yepe3 MEHIIWH po3mip BuOIpku. BmwxuBanicTs micias 10 pokiB B Tpyii
TI'CK+®3T cxnanana 83% (95%, Cl Big 73% no 93%), B rpyni @3T 45% (95%, CI
Bix 21% 1o 70%) ta 10% (95%, CI Bin 0% no 23%) B rpymi 6e3 nikyBaHHs. B rpymi
0e3 JIIKyBaHHsI cepeIHIN BIK HACTAHHS CMEPTi cKIaaaB 6,4 poku, a B rpymi @3T 9 pokis,
el pe3ynbTaT CyTTEBO He 3MiHIOBaBcH (8,9 pokiB), sikiio 3T po3noyanu 10 3 pokis.

- HeBpomoriuna marosoria. CymapHa 4actoTa BUMAaJIKiB rigpouedanii uepes 14
pokiB B rpymi ®3T cknagana 27% y nopiBasaH1 3 0% B rpyni TT'CK+®3T (p=0,036).
CyMapHa 9acToTa BUIAJIKiB KOMITPECIi IMIHHOTO BTy CIUHHOTO MO3KY B rpymi @3T
cknagana 51% y nopiBasiaHi 3 16% B rpyni TTCK+®3T (p=0,039). O6MexeHHs BiKy
HAa MOMEHT JIIKYBaHHS J0 3 POKIB CYTTE€BO HE BIUIMHYJIO Ha PE3yJbTaTHU: CyMapHa
gacTtoTa BUNaaAKiB rigpouedainii B rpymi @3T cknanana 40% y nopiBusHHI 3 0% B rpymi
TICK+®3T (p=0,010), cymapna uHacTtoTa BHUMNAJAKIB KOMIIpecii IMUWHOTO BIIALTY
cnuaHOTO MO3KY B Tpyni 3T ckmanana 67% y nopiBasaHI 3 16% B rpymi TTCK+®3T
(p=0,013).

KoroptHe perpocnekTHBHE IOCTIKCHHS BHBYAE UYITKO BU3HAYCHE KIIIHIYHE
nutaHHs, A toro, mo6 rpymu TI'CK+®3T ta ®3T Oynum Ounbin mOpiBHIOBaHI 3a
BIKOM TOYATKY JIKyBaHHSA, OyB MPOBEICHUI aHAII3 YyTJIIMBOCTI 3 OOMEKEHHSIM BIKY
MOYaTKY JIIKyBaHHS 10 3 pokiB. KiliHiuHI pe3yapTaTH 4iTKO BU3HAYCHI, @ METO/ OI[IHKH
BTpPY4YaHHsS € HaAliHuM. Pe3ynpTaTH mpenacTaBieHi 3 pO3paxoBaHUMH JOBIPUUMHU
iHTepBaJlaMi. ABTOpW 3asBIAIOTH MPO BIACYTHICTh KOHQIIKTY iHTEpeciB. 3
ypaxyBaHHSM KIIHIYHUX MIpKyBaHb, OIIHKA BUKOPUCTAaHUX METOMIB, MyOJTiKaIlis
Eisengart, et al., 2018 BianoBigae Ounbiiocti kputepisim ouiHku SIGN 50, nane
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KIIHIYHE JOCTIKEHHS! MPUIHSATHOI METOJOJOTIUHOI SIKOCTI, € YiTKl JIOKa3u 3B’SI3KY
MDK BTpPYYaHHSM Ta pPE3yIbTaTOM, OTPUMaHI pe3yabTaTH MOYKHA 3aCTOCOBYBATH
0e3nocepeIHbO 0 IUTLOBOT TPYIHU MAIlEHTIB. B 11boMy fociiikeH1 Oyn0 moKas3aHo,
1o namieHTd, skuM nposeneHo TI'CK+®3T MaroTh Kpalll MOKa3HUKUA BH>KUBAHOCTI
yepe3 10 pokiB y nopiBHsiHHI 3 Tpymnoto O3T (83% Ta 45% BiANOBIIHO), BIIHOIIEHHS
pu3ukiB moao BrkuBaHocTi B rpymi ®3T y nopiBHsHHI 3 rpynoto TI'CK+®3T
HR=2,6. A takox cyTTeBO Kpaiii noka3Huku moao natosorii [{HC, namientu sxum
nposeieHo TI'CK+®3T wuepe3 14 pokiB maiote 0% BumaakiB riapouedanii y
nopiBHsHHI 3 27% B rpymi ®3T. CymapHa yacToTa BUMNAAKIB KOMIPECIi MIHUKHOTO
BiAUTY criiHHOTO MO3Ky B rpymi ®3T cknanana 51% y nopiBasiHHI 3 16% B rpymi
TI'CK+®3T.

Mertoto oGcepBalliiftHOTo JOCIIIKEeHHsI, TIpe/icTaBlieHoro y myoutikaiii Eisengart,
et al., 2013 OGyno BUBYMTH BIUIMB BHYTpilIHOBEeHHOI D3T Ha KOrHITHBHI QYHKIIT Yy
nanieHTiB 3 MIIC I tuny, cunapom I'ypaep, sskum npooaats TI'CK.

Byno Bkmroueno 19 miteid 3 cunapoMoM ['ypiep, sKi OTpUMYBaIH JIiKyBaHHS
TI'CK, nounnaroun 3 2002 poky. 9 i3 1ux aiTedl oTpuMaiu KOMOIHOBaHY Teparito
O3T+TI'CK (rpyma @3T+TT'CK) nounnaroun 3 2005 poxy y Ciy>x01 TpaHCIIIaHTAIi
KpOBI Ta  KICTKOBOrO MO3Ky  VYHiBepcutery MIiHHECOTH Ta  MPOUILIU
HEHPOIICUXOJIOTIUHY OIIHKY 70 Ta uepe3 1 Ta 2 poku micis TpaHciuianTaii. 10 gitet 3
2002 mo 2005 pixk otpumyBanu Jmme TI'CK, wmamu oIHaKoBi OIIIHKH Ta
BUKOpUCTOBYBastHCs Jy1s mopiBHsHHS (rpyma TI'CK).

IIpotokon TI'CK pgns BCiX mari€eHTiB, KpiM TPhOX, BKJIIOYAB ITOBHICTIO
Mie0a0JaTUBHUN TPOTOKOJ, BKIOUarouu ukiodocdamisn (50 Mr/kr x 4 1000Bi1 1031)
Ta BHYTPIIIHLOBEHHE BBeACHHS Oycynbdany (1,1 MIr/Kr/mo3y KoxH1 6 TOUH MIPOTITOM
16 n03), 3 KOpUTryBaHHAM 103U Oycyib(daHy 3a HEOOXITHOCTI. 3 MAIIE€HTIB OTPUMAIIH
PEXUM TpaHCIUIAHTAIl 31 3HM)KCHOI IHTCHCUBHICTIO (BHYTPIIIHHOBEHHE BBEICHHS
oycynbsdany (0,5 Mr/kr/mo3a koxH1 6 roguH IpoTAroM 8 1103), Girygapadiny 35 mr/m 2
moaHs X 5 103 Ta 200 I'p 3araasHOTO OMPOMIHEHHS TiJIa) Yepe3 3aHETOKOEHHS 1010
MiBUIIICHOTO PHU3MKY Ha OCHOBI 3aXOJIB Tepea TpaHCIUIAHTAIlE€l. YCi IIi TPoE
naiienTiB Bxoawin o rpynu TI'CK.

[Marientu 3 rpynu @3T+TI'CK otpumyBanu motwxHeBy P3T, 110 cTaHOBUIIO
10-14 no3 BHyTpirHROBEeHHOT NapoHinasu 0,58 Mr/kr mo TpaHCIutaHTamii Ta § 103
ITICTIST TPaHCIIAHTAITi1.

CraHgapTHHI IPOTOKOJ HEHPOTICUXOJIOTIYHOT OILIHKH, SKUH BUKOPHUCTOBYBABCS
JUISL BCIX TAITIEHTIB, K1 MPOXOauian oocTexeHHs a0 Ta micias TI'CK, BkiarodaB OIiHKY
KOTHITUBHOTO PO3BUTKY 3a JOTMOMOTOK IMKan MaijeHa paHHbOTO HaBUYaHHSA,
npuiiHaTuX y Cionydenux IlltaTtax mis mitedt Big Hapo wkeHHs 10 68 micsmiB. [kama
Mamnnena nae BikoBy ctanfaptHy ominky (M=100, SD=15), Binomy sik Early Learning
Composite (ELC - KOMIO3UTHUN TMOKa3HMK HaBYaHHS B PaHHbOMY BIl), IO
BiToOpaka€ 3arajdbHUN KOTHITHBHUN PO3BUTOK 1 € PAHHBOI OIIHKOIO KoedillieHTa
inTenekty (IQ). ELC mpexacraBnsie co00l0 CYKyHHICTH OalliB JUTUHU B OKPEMHUX
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(yHKIIOHAIBHUX  cdepax, BKIOYAIOYM HABUYKUA  BI3yaJIbHOTO  CHPUUHSATTS
(po3B’s13yBaHHs Ta OINpallOBaHHs HEeBepOAIbHUX MpoOeM), IpiOHOI MOTOPUKH (CHIia
Ta CHOPUTHICTh MAJBLIB/PYKH), PELUENTUBHOIO MOBJEHHS (CIIyXaHHS Ta PO3YMIHHSA
CKa3aHOI'0) Ta EKCIIPECUBHOI'O MOBJICHHS (BOJIOAIHHS PO3MOBHOIO MOBOIO).

HactynHi naHi, noB’g3aH1 3 JIIKyBaHHSIM, BAKOPUCTOBYBAJIUCS B CKOPUTOBAHOMY
anami3i (adjusted analysis): Bik Ha MOMEHT TpaHcIUiaHTamii, Buxigauit 6an ELC 1
KUIBKICTh AHIB TepeOyBaHHS B TOCTPOMY THeEpiofl TMICAS  TpaHCIUIAHTALlIi.
Heckopurosanuii mo3nosxHii anami3 (unadjusted longitudinal analysis) npencraise
cepeiHi 0anu I KOXKHOI IPYIK B KOXKHIN TOYLIl MPOTITOM MEBHOT'O Yacy.

XKonna nutuna "e nomepna B rpym O3T+TI'CK, ane B rpym TI'CK aBoe 3
JIECSTU TAIlIEHTIB MOMEPJU MICHsl TpaHCIIaHTalli: oguH Ha 104-i geHb BHACTIAOK
PEaKTHUBHOTO 3aXBOPIOBAHHS JUXATBHHUX IUISAXIB Ta acmipalliiiHy THEBMOHIO, a OJ1H
Ha 231-i1 neHb BHACHIIOK pedpakTepHOi ayTOIMYHHOI TeMOJIITUYHOI anemii. B 06o0x
rpynax y nami€eHTiB, 10 BYOKWIK Oyno npuHaiiMHi 80% NpUKUBIEHHS JOHOPCHKOTO
TPaHCIUTAHTATy Yepe3 2 POKH ITiCIsl TPAHCIUIAHTAIli1, 32 BUHATKOM OJHOTO MaIli€HTa B
rpyni ®3T+TIT'CK, y axoro Oyno nprxusieHHs 47%.

HesBaxkaroum Ha e, 110 y nauienTis B rpymi @3T+TI'CK nouatkosi 6anu 3a ELC
Oynu Hwxuumu, HK B Tpyni TI'CK, BoHu nmoka3anu MeHII pi3Ke 3HIKEHHS, 1 uepe3 2
poxu nicist TI'CK ixni 6anu 3a ELC O6ynu B cepennboMy Buumu, Hixk y rpymi TI'CK
32 HECKOPUTOBAHUM aHAJI130M.

[IBuakicte 3HMWKeHHsA Toka3HUKIB ELC mpotsrom 2 pokiB Oyjia 3HA4YHO
Hux4oro B rpymi ®3T+TI'CK mopiBasiHO 3 rpynoro TI'CK micist kopuryBaHHs
6azoBoro piBHg ELC (Tto6T0 m0 TI'CK) 1 KiIBKOCTI JTHIB, MPOBEICHUX Y JIKapHi. Y
namieHTiB B rpyni TI'CK BinOyBanach Brpara 12,84 6aniB Ha pik (95% CI: (-20,21, -
5,46); p<0,001), a B rpyni @3T+TI'CK nume 3,64 6ainis Ha pik ( 95% CI: (-7,57, 0,28);
p=0,069). Pi3Hu11s B Moka3HUKax Oyja po3paxoBaHa Ha OCHOBI ITUX OLITHOYHUX TEMITIB
sumwkeHHa g rpynu @3T+TTCK 1 rpynu TI'CK Ta mokazama, mo 1iTé B Tpymi
O3T+TI'CK BTpavanu Ha 9,19 6aniB menme Ha pik (95% CI: 0,85, 17,54; p=0,031).
Komu aBox momepnux narmientiB y rpyni TI'CK Oyno BukitoueHo, 1s pizHuns Oyia
3smenmieHa 10 5,40 6aniB Ha pik (95% CI: 0,5, 10,29), ane 3anumanacs KIIHIYHO Ta
cratuctuuHo 3Hauymoo (p=0,031). BpaxoByioum mnporpecyrode KOTHITUBHE
MOTIPIIICHHS, TOB’SI3aHE 13 3aXBOPIOBAHHSM, OYyJlIO MPOBEACHO MTOAATKOBHI aHATI3
9yTIMBOCTI, Y SIKOMY MaIli€HTiB, 0a30B1 OIIHKU SKUX OyiIU MpOBeACHI OUIbIIe HIXK 3a
3,5 micami mo TI'CK, takok Oyno BHKIIOUEHO Yepe3 MOXKIMBICTH TOTO, IO iXHI
nokazauku ELC mormum 3uu3utrcs B nepioq Mix omiakoro ta TI'CK. 3HOBY pi3HHIIS B
temmnax 3HmKeHHs Mk rpynamu O@3T+TT'CK ta TI'CK 3anumanacs 3aaqnoro (95% CI
10,01 (0,94, 19,09), p=0,031) na xopucts rpynu O@3T+TI'CK.

AHani3u I 4YOTHPHhOX JOMEHIB MayieHa, ski ckmamarote ELC, Oymum
CKOPHTOBaHI 32 MOYaTKOBUM PIBHEM 1 KUIBKICTIO JAHIB y JIKapHi Ta Oy BUKITIOUYEHI
CMEpTeNbHI BUMAJKA. [CHyBaja CyTT€Ba PI3HUI B IIBUJIKOCTI 3MIHHM Bi3yaJIbHOTO
cupuitnarts At rpynu @3T+TI'CK nopiBasiHo 3 rpynoto 3T y 9,44 GaniB Ha pik
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(95% CI: (4,98, 13,90); p<0,001). Kpim toro, 3a rum gomeHnom y rpymi O@3T+TI'CK
(akTUyHO OYyJIO0 CTATUCTUYHO 3HAUyIllEe MOKpPAIIEHHS MPOTAroM JBOX PoKiB Ha 3,01
6anu Ha pik (95% CI: (0,05, 5,97); p=0,046). He 6yno cyTTeBUX BiAMIHHOCTEN y 3MIHAX
cepell IHIIMX JOMEHIB, XOua CIoOcTepirajacss TEHACHISA 0 OUIbII CHPUSTIUBUX
pesynbratiB aiig rpynu @3T+TT'CK y nomeni ApiOHOT MOTOPUKH.

AHani3 sK 13 BKJIIIOYEHHSIM, TaK 1 3 BUKIIOYEHHSAM IMOMEPIJIUX MallI€HTIB MOKa3aB
CTaTUCTUYHO 3HAYYL[l BIAMIHHOCTI MDK TpylaMy JIKyBaHHS, OPUUOMY TIpyna
O3T+TI'CK  He3MIHHO JAEMOHCTpyBasa Kpalll pe3yJdbTaTd, KOJH BUSBISUIMCS
BIZIMIHHOCTI.

TakuM 4MHOM, 3a JTaHUMHU JOCTKeHHs 4epe3 nBa poku micis TI'CK gitu B
rpyni @3T+TI'CK Brpauyanu Ha 9,19 6aniB 1Q menie Ha pik, Hix ity B rpyni TT'CK
(p=0,031). Kpim Toro, y rpyni ®3T+TT'CK nokpamminck NOKa3HUKH y BUPIIICHH] Ta
00poO611i HeBepOanbHUX MpoOieM (BidyadbHe COPUUHATTA), ToAl sk B rpymi TI'CK
3HM3WINCH, 110 NpPU3BEN0 A0 pi3HULl B 9,44 Oanu Mk rpynamu Ha pik (p<0,001).
["o10BHMM OOMEKEHHSIMHU JAHOTO JOCIIIHKCHHS € Majia BUOIpKa Ta peTPOCIICKTUBHUN
JM3aiiH, 10 MOTJIO CYTTEBO BIUIMHYTH Ha OTpUMaHi pe3ynbTaTh. [IpoTe, He3Bak)ar0uu
Ha Te, [110 MeTa IAaHOTO JOCJII/IPKEHHSI Ta TPYIH MOPIBHSHHS HE BIJIMOB1IANIO KIITHIYHOMY
nutanHio Ta PICO ymoBHOBaxkeHOro oprany 3 jaepxkaBHoi OMT, pesynsTatu Oynu
npe/ICTaBleHl Ta BOHU CBiq4arh mpo Te, mo nposeaeHHs TI'CK npu MIIC 1 tumy,
cunapomi ['ypiep mae moemnyBatuch 13 D3T, 1m0 BIANOBIZAE BITYM3HSIHUM Ta
MDKHApPOJHUM PEKOMEHIAIISIM.

Jlpyza cmpamezia noutyky

Kainiune nuTaHHsi: BU3HAYMTH €(QEKTHBHICTH Ta O€3IeKy JapoHila3u y
nopiBHsHHI 3 HIIT npu nikyBanui namientis 3 MIIC I tumy.

HocaipkyBana monyJasuis: xita tTa gopocii namieata 3 MIIC I tumy.

HocaimxkyBanuii Jikapcbkuii 3aci6: naponigaza (laronidase), 100 O[]
(mpubnuzHo 0,58 Mr) Ha 1 kr Macu Tina 1 pa3 Ha THXKACHB IUITXOM BHYTPIIITHLOBEHHOT
1HDy3Ii.

MeaunuHa TexHoJiorist nopisusinasi: HIIT.

OcHoBHI gocaigxkyBani pe3yjJbTaTH: (OpCOBaHA KUTTEBA EMHICTH JIETCHb
(mam -®XEJI); abcomtoTHa BiACTaHb, MOJOJAHA TAIIEHTOM TiJ Yac TecTy 3 6-
xBWIMHHOI X0160u (6MWT); piBens riikozaminormikaniB (I'Al) y ceui; pyXiIHMBICTb
cyrno0iB; iHAEKC HiyHOTO amHoe-rimonHoe (AI'l); 3meHmeHHs 00’e€My TNEYiHKH;
aHTPOMOMETPist (BUMIp 3POCTY, MACH TiJia Ta OKPYKHOCT1 TOJIOBH).

Kputepii BK/IWYeHHS: CHCTEMaTW4yHI OIMSAAM 3  MeTa-aHaJi3aMHu
pPaHAOMI30BaHUX KIIHIYHUX JOCHTIDKEHb, 10 BUBYAIM €(EKTHBHICTH Ta O€3MeKy
3acTOCyBaHHS JapoHifa3u Juist JikyBaHHs namieHTiB 3 MIIC I tumy.

KpuTtepii BuUK/IIOYeHHSI: JochipkeHHS Ha TBapuHax, PKJI, xoroprhi
TOCIIJDKCHHSI, TOCTIDKCHHST BUIIAI0K-KOHTPOJIb, IyOJTiKaIlii MOBO, BIJIMIHHOI Bif
aHTIICHKOI, JIITepaTypH1 OrJIsSAu, IyOJikamii JOCHIIKEeHb, 110 HE BIIMNOBIIAIOTH
JOCJIIJIP)KYBAHOMY MUTAHHIO Ta/ab0 MOMYJISIIII.
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KirouoBi cnoBa nomyky moao kommaparopy - HIIT: Mucopolysaccharidosis
type I, Mucopolysaccharidosis I, Hurler syndrome, Hurler—Scheie, Scheie, Enzyme
Replacement Therapy, best supportive care, Quality of Life, Alpha-L-Iduronidase,
Laronidase, Glycosaminoglycans. 3actrocoByBanuchk ¢inbTpu: Meta-Analysis,
Systematic Review, Randomized Controlled Trial, full-text, English. Poku nomyky 3
2012 mo 2022 pik BkmtoyHo. [lomyk mitepaTypu OyB OOMEXKEHHI aHTIIOMOBHUMH
CTaTTSIMU Ta MOBHOTEKCTOBUMHU MTyOJIIKAIISIMU Y BUIBHOMY JOCTYIII.

B pe3ynbTaTi nomyky 3a BUBHAYEHUMH KpUTepisMHu B 0a3i nanux PubMed Tta
The Cochrane Library database - Oyno 3Haiineno 13 myOmikariid. ITicias BUYuTKH
3aroJIoBKiB Ta aOCTpakTiB 5 CHCTEMAaTHYHUX OrJSAiB Ta/abo MeTa-aHali3iB Oynu
OIliHEH1 SIK TaKl, 1110 BiJIMOB11at0Th KiiHIYHOMY nTuTanHio (Dornelles AD, et al., 2017 19.
Jameson E, et al., 2019%°; R P El Dib, et al., 2007%!; Xue Y, et al., 2016%*; Pantel JT, et
al., 20182%). ITic;1s1 HOBHOTEKCTOBOI BUYUTKHU Ta JE€TAJbHOIO BUBUEHHS BiIIOBITHOCTI
nyOikaiii BU3HAUEHOMY JOCIIKYBAHOMY MUTAHHIO JIJIS MOAANIBIIOTO aHajizy Oyio
BiniOpano 1 my6umikarito Jameson E, et al., 2019.

Meroto cucremaruyHoro orisay (Jameson et al, 2019) Oyna orinka
edexruBHOCTI Ta 6e3nexku 3T naponigazoro y nauientis 3 MIIC I Tuny nopiBHsiHO 3
ianebo 3a nBoma crparerisimu BrpydaHHs: ®P3T i3 3acTocyBaHHSAM JapoHima3u
npoTAroM IMoHaWMeHine ojHoro wicsms, koau TI'CK nHe mnpoBomutbes; 3T 3
JIApPOH1/1a3010, SIKY IPU3HAYAIIN IPOTIToM puHaiMHi1 ogHoro Micsus 10 TI'CK y giteit
(mo 16 pokiB). Takox IPOTOKOJIOM IIJIAHYBABCSl CYOTPYNOBUI aHalli3 cepel MaIli€HTIB,
ski orpumyBasi 3T no TI'CK, 1 tux, xTo He orpumyBaB TI'CK; cepen mamieHTiB i3
3aXBOPIOBAHHAMH IIEHTPAJIbHOI HEPBOBOI CHUCTEMH Ta 0€3 HUX; 3a pe3yJibTaTaMu Y
BUOpaHi Mepiou Jacy.

[Tomyk paHIOMi30BaHUX Ta KBa3ipaHJIOMI30BaHMX JIOCTIIKEHb aBTOpamMu OyB
3MIMCHEHUH B peecTpi BUNpoOyBaHh KOKpaHIBCBKOI TPYNU 3 MYKOBICIHAO3Y Ta
TEHETUYHUX PO3JaJIB II0JI0 BPOKEHUX TOMIIOK MeTaboji3My (JaTa OCTaHHBOT'O
nomyky: 30.01.2019); y peectpax kiiniunux BunpoOyBaHb: ClinicalTrials.gov Ta
ICTRP BOO3 (nara octanuporo nomryky: 01.10.2018) ta B 6azax Embase i MEDLINE
(mara octanHbOroO NOMIyKy: 27.12.2015)

[Tlin wac ycix momykiB Oyno BusiBieHo 204 nurTatd, MpoOTe, JHIIE OIHE
nocmimkernas (Wraith et al., 2004) Oymno BimiOpane ais aHamily, Xo4a BOHO 1 HE
Bi10Oparkaso 3ariaHOBaH1 CTpaTerii BTpyYaHHs aBTOPaMH CUCTEMAaTUYHOTO OTJISY Ta
Majio HU3bKYy SKICTh. 3 I[I€l K MPUYMHU HE TPOBOJWBCA 3alJIAHOBAHUN aHAII3 3a
cyOrpynamu.

Binibpane nociimkeHHs Oyio 0araToneHTPOBHUM, MIXHAPOJIHHUM, ITOJIBIHHUM
CIIMHUM, PaHJAOMI30BaHUM, IJIANe00-KOHTPOJIbOBAHUM, 20-THKHEBUM JTOCITIIKEHHIM
dazu I mono epextuBHOCTI Ta 6e3neku naponigazu 0,58 mr/kr (100 oquHUIIE/KT), sSTKa

19 https://pubmed.ncbi.nlm.nih.gov/28859139/
20 https://pubmed.ncbi.nlm.nih.gov/31211405/
2! https://pubmed.ncbi.nlm.nih.gov/18050087/
22 https://pubmed.ncbi.nlm.nih.gov/26920513/
23 https://pubmed.ncbi.nlm.nih.gov/29623569/
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3actocoByBanacs WOTHWXHA nauieHTam 13 MIIC I tuny ta Bkitodano 45 maumieHTIB.
[lamieHTH TOBMHHI Oynu OyTHM BIKOM HE MEHILIE IT'ATH pOKIB, OyTH 3JaTHUMU
BukoHnyBatu TecT Ha ®KEJI (axuit 6yB meHmmM abo aopiBHOBaB 80% BiI HOPMH),
BMITH CaMOCTIHHO CTOSATH Ta XOJWTH IIOHAWMEHINE TII'SITh METPIB 3a IIICTh
xBWIMH. CepeliHii BIK Malli€HTIB y IPYI JapoHiga3u CTaHOBUB 15,6 pokiB (1ianazoH
Bix 7 10 43 pokiB), a B rpymi mianedo — 15,4 pokiB (AianazoH Big 6 10 39 poxiB).

[lepBUHHUMH KIHIICBUMH TOYKAMH B CHCTEMAaTHYHOMY OIS OyJv: cepemHs
3miHa piBHio A" B ceui, cepeanst 3MiHa piBHS HopMmainbHOI PKEJI Ta mokazHuKy
6MWT Big BUXIZHOTO PiBHS 10 26-r0 THXKHS MUK TPYIOIO JIIKYBaHHS Ta IPYIOIO
mianedo y BiICOTKaxX.

BTopuHHUMU KiHIIEBUMH TOYKaMH OYJIU: HECTIPUATIUBI SBUIIA, TTPOTYKYBaHHS
AQHTUTLI, HIYHA TIMOBEHTWIAIISA Ta amHOE YB1 CHI, exokapjiorpadiuHi maHi, 3picT,
AKICTh JKUTTS, CMEPTHICTb, Jisl Ha KOTHITMBHI (pyHKIi, 00’eM mediHku. Pe3ynbTaTn
OyJu mpecTaBiIeH1 y TOPIBHSIHHI 3 BUX1THUM pPiBHEM. /{7151 BUSHAYEHHS SKOCT1 JI0Ka31B
BUKOPHUCTOBYBaJIacs oliHka 3a Meroaukoro GRADE.

IlepBuHHI pe3yabTaTn:

Pigni I'AI' ¢ ceui

Exckperis ['Al 3 cedero mBuaKoO Ta 3HAYHO 3HU3MIIACS B TPYIIi JapoHiga3zu. Ha
26 TwxH1 nokazHuk exckperii ['Al’ 3 ceuero mokaszaB cepeliHe 3HIKECHHS Ha 54% B
rpymi JapoHia3u y MOPIiBHSAHHI 3 30UIbIIeHHSM Ha 47,3% B rpymi miane6o (p<0,001)
(moka3u HU3BKOT IKOCT1). B Tpymi TikyBaHHS cepeiHE 3HUKEHHS MOKa3HUKIB JI0 PIBHIB
HAOMMKEHUX JI0 BEPXHBOI MEXH HOPMH, BiAOyJocs Ha 4 TIKHI Ta 30epirainocs
IPOTSATOM BCHOTO JIIKYBaHHS (JI0Ka3u HU3BKOT SIKOCTI).

Jluxanvna pynkuyin

UYepesz 26 TwxkHIB, B TPyMi JapoHiga3u B cepeaHboMy Ha 5,6% 30uIbIIUBCS
BIZICOTOK MporHo3oBanoi HopManbHOi DXKEJI y mopiBHSHHI 3 Tpymnoro Iuianedo
(memiana 3,0; p=0,009), MD (cepeans pizuuus) 5,60 (95%, CI Bin 1,24 mo 9,96)
(moka3u HU3BKOT SKOCT1).

Ilokaznuku eumpueanocmi 3a ouyinkorwo 6MWT

UYepes 26 TKHIB B TPYIIl JIAPOHIAA3U CepelHE 30UTbIICHHS MOKasHUKY 6MW T
cknagano 38,1 meTpa y mopiBHSIHHI 3 Tpymoro miaredo (meniana 38,5; p=0,066). [Ticas
BBEJICHHS JaHUX y MeTa-aHaji3, He CIOCTEPIranocs CyTTEBOI PI3HUII MIXK TpyMNaMH
naponimgasu ta miane6o, MD 38,1 (95%, CI Bix -1,68 mo 77,88) (moka3m HU3BKOI
SIKOCT1).

BropuHHi pe3yabTaTh:

Ilo6iuni aeuwa

Y BCIX mMaIieHTiB 3a BUKIIOYCHHSM OJHOTO B TpyHi JIApOHima3w Oyio
OHaliMeHIIe | HeCTpUATINBA TOJisl, OUIBIIICTh 3 SKUX TOB’S3aHI 3 OCHOBHUM
3axBoptoBanHsaM (MIIC I tumy), 32% B rpymi naponigasu ta 48% B rpyti miane6o.
buibmiicte 3 HUX OynM JETKUMHU Ta HE NMOTpeOyBalld MEAMYHOrO0 BTPY4YaHHS abo
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nepepuBanHs 1HQY311, He Oyy0 cyTTeBO1 pi3HULl MK rpynamu - OR 0,51 (95%, CI Big
0,15 no 1,71) (noxa3u HU3BKOT SIKOCTI).

IlIpoodyKyseannsa anmumin

B rpyni naponinazu y 91% nanientiB Bupoounucsa antutina [gG. Cepenniit uac
(SD) no cepoxonBepcii cknaaaB 52,6 aus (Bia 20 go 106). o KiHIISA TOCTIHKEHHS piBHI
OUTBIIIOCT1 AaHTUTUI 3HUKYBAJIUCS (JI0KAa3U YK€ HU3bKOT SIKOCTI).

Iokpawenna cumnmomie HiUHOT 2iINOGEHMUNAYIA MA ANHOE

[Ticns 26 TWXHIB JIIKYBaHHS CEpEJHE 3HAUYCHHS 1HJIEKCY aIlHOE-TiOMOHOE
3HU3UWIIOCH Ha 3,6 MOIii Ha TOJIMHY B TPYII JIAPOHIA3H MOPIBHSHO 3 TPYIIOI0 TIanedo
(p = 0,145). OckunbKku Mailke y TOJJOBUHU MAIIEHTIB rpynu OyB HOpMaJbHUN COH J10
BKJIFOUEHHS B JIOCHIIKEHHsI, OyB MpoBeneHuil post hoc anami3 miArpyn namieHTiB, y
AKUX Ha MOYaTKOBOMY PIBHI 1HJEKC alHOE-TIMONOHOE BKa3yBaB Ha anmHoe yBi cHi. Lle
noKasajo, 110 rpyna JiapoHigasu (n=10) Mayia cepeiHe 3HUKEHHSI Ha IIICTh MO/ Ha
rOJIMHY CHY MiJ Yac JOCIIIKEHHS MOPIBHAHO 3 rpymnoto ramnedo (n=9), ska mana
cepenne 30u1bieHHs Ha 0,3 nonii Ha roauny. [lepeBara Bin mikyBanHs Ha 11,4 momii
Ha TOAMHY (PI3HMI MDK TpylaMu CKOPUTOBAaHUX CEpPEAHIX 3MiH, PO3PAXOBAHUX 3a
nonomororo Mmojeni ANOVA) 6yna 3Hauymoro npu p=0,014.

Axicmb scumms

JloCiTHUKY TIOBIIOMUIIH, 1O BiAMOBiAHO 10 onutyBadbHUKIB CHAQ Ta HAQ
Ha BUXIJTHOMY PiBHI MMOKa3HUKHU iHJEKCY iHBaiHOCTI (Disability Index) ckmanmanu 1,9
s Tpynu miane6o Ta 2,0 ans rpynu JiapoHinasu (3a mkaior Big 1 go 3, me 3 —
HaWOUIBI Hemie3gaTHi). 3MIHM 1HIAEKCY IHBAIIHOCTI ITCHS JIIKYBaHHA OyiH
HE3HAYHUMHU Ta HE BIAPIZHSAIUCS MK TpynaMHu (JI0Ka3u HU3BKOI SIKOCTI).

Cmepmmuicmeo

[TpoTsirom 26 THXKHIB B KOJIHIN 3 TPyI HE OyJI0 CMEPTEILHUX BUMAKIB (JI0Ka3U
HU3BKOI SIKOCTI).

00°em neuinku

B rpymi nmaponigazu 13 (72%) 3 18 yuyacHuKIiB 3 aHOMajJbHUMHU 00’ €MaMH
NEYIHKM Ha BUX1THOMY PIBHI JIOCATIIN HOPMAJIBHUX 00’ €MiB Ha 26 THXKHI y MIOPIBHSAHHI
33 (21%) 3 14 B rpymi tuiane6o. B oMy crioctepiranacs 3Ha4Ha pi3HUIA HA KOPUCTD
TpyIu JApOHIa3H: cepeaHiil 00’ eM neuinku 3MeHImmBces Ha 18,9% B rpymi tapoHigasu
Ta 30uThImmBCs Ha 1,3% B rpymi mnane6o, MD 20,00 (95%, CI Big 8,93 mo 31,07).

PesynpraT BIUIMBY Ha KOTHITMBHI (YHKII, 3pICT, (QYHKIIO cepis Ta
3aXBOPIOBAHHS KJIAMAHIB CEpIsl HE MOBIIOMIBUINCH Y BKIIOYEHOMY TOCIHIKEHHI
(Wraith et al., 2004), Tomy He TIpeACTaBICH] Y CHCTEMATUIHOMY OTJISIIII.

TakuM ynHOM, aBTOpAMH CHCTEMATHUYHOTO OTJISIY OyJIO BU3HAYECHO JIUIIIE OJTHE
JOCITIJDKSHHSI, SIKE HE OXOILTIOBAJIO cTparerii TikyBaHHS mamieHTiB 3 MIIC I tumy, siskum
npoBoauin TT'CK Tta saxum He nmpoBoawnu TI'CK, Tomy 1ell orisii 30cepe/iKeHuit
JUIIe Ha 3acTOCyBaHHI JapoHimazu B JikyBanHI MIIC [ Tumy 3 MOXIHMBICTIO
MOBIIOMUTH PE3YIbTATH JIMIIE Yyepe3 26 TUXKHIB JIIKyBAaHHS B MOPIBHIHHI 3 IJ1a11e00.
3a BHCHOBKaMH aBTOPIB CHUCTEMATHYHOTO OIIBIAY, NEPETJISTHYTE paHAOMi30BaHE
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KJIIHIYHE JOCHIIKEHHs OyJIO HU3BKOI SIKOCTI Ta OMMCYBAJIO BCl IEPBUHHI PE3yJIbTaTH,
3a3Ha4Y€H1 B MPOTOKOJII CUCTEMATHUYHOTO OTJIAY, 1 OUIBIIICTh 3a8BJICHUX BTOPUHHHUX
pe3ynbTatiB. byno npoaemonctpoBano, mo O3T mapoHigazorw € eheKTUBHOK 1010
(G yHKIIIOHAJIBHOT 3/JaTHOCTI Ta €()eKTUBHOIO 1110/10 00’ €MIB MeUiHKHU Ta ekckpenii AT’
13 ceuero y maiieHTiB 13 MIIC I tuny nopiBHaHO 3 1uanedo ta 6e3neyHoro. 06’ em
nevyiHkd OyJio J0JaHO 3 OIUIAAy Ha Te, 110 JaHa KIIHIYHA TOYKa JEMOHCTPYE
3MeHIlIeHHs HakonuyeHHs ['Al’ y mewiHli Ta BHUKOPUCTOBYETHCS KIIHIYHO JUJISt
MEepPEeBIPKU PEIUANBY rernaroMeraii, K0 BUHUKAIOTh CYMHIBU 11010 €()EKTUBHOCTI
nmikyBanHs. Opnak TI'CK wmae OyTh 3010TUM CTaHIApTOM JUIsl TUX, y KOIO
niarnoctoBaHo Tskkud MIIC I tuny y nepii 2-2,5 pokH KUTTS.

YnoBHoBaxkeHUM opraHom 3 jAepxkaBHoi OMT mnpoBeneHa — OIliHKA
METOOJIOTTYHOT SIKOCT1 CUCTEMAaTUYHOT'O OTJISITy, OMMMCAaHOTO B myOJikailii Jameson et
al., 2019 3a amantoBanum smctoMm oIiHkH SIGN 50 (Methodology Checklist 1:
Systematic Reviews and Meta-analyses) Ta Bu3Hauena sk Bucoka. PICO
CUCTEMATUYHOT'O OTJISAAY 4YITKO 3a3HAueHEe, KPUTEPil BKIIOYCHHS Ta BUKIFOYCHHS
BCTAHOBJICH] JI0 MPOBEJICHHS OTJISITY, MOIIYK 31IMCHEHO OUIBIIE HIXK Y 2-X BIIMOBITHUX
CJICKTPOHHUX JUKepesnax 13 3a3HadyeHHsAM pAaTu. [lomyk Ta BigOip JOCIIIKEHb
3MIACHUJIO HE MEHIIE HDK 2 ocoOu, iHQopMallis Mpo BKIIOYEHE AOCTIIKEHHS Ta
BUKJIFOUEHI JIOCTIDKEHHSI TpejacTaBieHa. BxiroueHe AOoCHiIKeHHS OyJo OIliHEeHE
I0JI0 PU3UKY cUCTeMaTH4HOi moMuiiku (risk of bias) He3ane)kHO ABOMa aBTOpaMH
BUKOPUCTOBYIOUM I1HCTPYMEHT, 3aJ0KyMeHTOoBaHUN y po3auii 8.5 KokpaHiBChbKOTO
nociOHUKa ISl cucTeMaTUHIHUX orjisiiB BTpydanb (Cochrane Handbook for Systematic
Reviews of Interventions). OIliHKa Te€TEPOreHHOCTI JOCHIKEHb Ta OIlIHKA
YIEPEPKEHOCT1 3BITHOCTI MyOJIKaIlii 3a JIOMOMOTOK BOPOHKOMOMIOHOT IiarpaMu
(funnel plot) He TMPOBOIUINCH, OCKIILKU OYJIO BKIFOYEHO JHine | JOCIIKCHHS B
CUCTEMAaTHYHHHN OTrJsaa. SKICTh J0Ka3iB I OKPEeMHUX pe3yJbTaTiB BHKOHAHa 3a
nonomororo miaxony GRADE ta npencrasiena B TabauIll 1711 KOKHOTO MOPIBHSHHS.

OTxe, 3a pe3yabTaTaMU CHUCTEMATHYHOTO OTJIANY, JIAPOHIJa3a BHUSIBUIIACH
edexktuBHOWO micnsa 26 TwkHIB JikyBaHHs mamieHTiB 3 MIIC | tumy mopiBHsSHO 3
mianebo MmoA0 3HMKEHHS O10XIMIYHMX IapaMeTpiB (cepeaHe 3HMKCHHS EKCKperii
I'AT 13 ceueto Ha 54,1 % mopiBHSHO 13 cepenHiM 30uThiIeHHsIM Ha 47,3 % y rpymi
mwiane6o (p<0,001) (moka3m HU3BKOI $KOCTI)) Ta TOKpalIeHHs (YHKI[IOHATBHOT
3IaTHOCTI: TOCSATHYTO CTATUCTUYHO 3HAYYIII TTOKPAIIEHHS y BIICOTKAX MPOTHO30BaHO1
OXEJI mopisusHO 3 miane6o, MD 5,60 (95% CI Bix 1,24 1o 9,96) (1oka3u HU3BKOI
SAKOCT1) 1 B TECTI MIECTUXBUJIMHHOI X0/1p0U (cepeaHe mokpamieHHs Ha 38,1 metpa) y
rpyni naponinasu, p=0,039, npu BHUKOpHUCTAaHHI MPOCMEKTHBHO 3aIIAHOBAHOTO
nocmimkeraass ANCOVA), moka3u HU3BKOI sSKocTi. Takoxk, HakonuyeHHs: ['Al" Oymo
3MEHIIICHO, 10 OyJIO0 MiITBEP/HKEHO 3MEHIIEHHSIM 00’ €My TEUYiHKH: CepelHiil 00’ eM
nevyiHky 3MeHmuBes Ha 18,9% y rpymi maponigasu ta 30umsmmBes Ha 1,3% y rpymi
maie6o, MD 20,00 (95% CI Bix 8,93 1o 31,07). Pe3ynsTatil 3a TaKMMHU, BU3HAYUCHUMHU
YIOBHOBXKEHUM OpraHoM 3 aepkaBHOi OMT, KIHIIEBUMH TOYKaMU K PYXJIUBICTh
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cyrino0iB, aHTponmomeTpis (BUMIpP 3pOCTy, MacH TuUla Ta OKPYKHOCTI TOJIOBH) B
CUCTEMATUYHOMY OTJISIA1 BIICYTHI.

3) naHi MO0 €KOHOMIYHOI AOLIILHOCTI B YaCTHHI e)eKTHBHOCTI BUTPAT
BUKOPHMCTAHHA JIIKAPCBLKOro 3ac00y BIANOBIIHO 10 PEKOMEHJA0BAHOI WIKAJIH
rPAaHMYHUX 3HAYeHb IHKPEMEHTAJIBHOIO0 NMOKa3HMKA e(eKTHUBHOCTI BHTPAT B
Ykpaini

BianoBigno mo n.7 Tlopsiaky mNpoBeneHHS IepKaBHOI OIIHKKM MEIMYHUX
TEXHOJIOT1H, 3aTBepKeHoro noctanoBoto KMV Big 23 rpynust 2020 p. Ne 1300 (nami
- [lopsinok), AepkaBHA OIIHKA METUYHUX TEXHOJIOT1H 32 CKOPOUEHOIO IPOLIETYPOIO HE
nepenbayae  OPOBEJIECHHA  aHamizy e(EeKTHMBHOCTI BUTpaT Ta  pPO3PAXYHKY
IHKpeMeHTaabHOro nokasnuka epexkruBHocTi BuTpat (ICER) B YkpaiHi.

4) maHi m0a0 Pe3yJbTATIB €KOHOMIYHOI JOUIJIBLHOCTI B YACTHHI aHAJI3y
BILUIMBY HA NMOKA3HUKH OKOKETY

Bignosigno no n.7 Tlopsiaky, nepxkaBHa OMT 3a CKOpOUEHOIO TPOIIEAYPOIO
nependavyae MPOBEACHHS aHaII3y BIUIMBY Ha IMMOKa3HUKU OIOJKETY B YKpaiHi.

B pamkax mnposeaeHHs gepxaBHoi OMT 3a CKOpOYEHOIO MPOUETYPOIO
YIIOBHOBA)KEHUM OPraHOM BiJMOBIHO A0 METO0JIOT11 OyB IPOBEICHUI aHaIl13 BILIUBY
Ha MOKA3HUKHU OIOJKETY y YaCTHHI PO3PaxXyHKY BUTpAT Ha MEIAMYHY TEXHOJIOTIIO 3
YaCOBHM TOPU30HTOM OJIMH PIK Ha MIJCTaBl MPSIMUX MEIUYHUX BUTPAT HA JIKAPCHKUIA
3aci0 3 MEepCIeKTUBH JAEPKABHOTO TUIATHHUKA.

Mera: OIiHUTH MOJCIIPHUHN BIUTMB Ha OFOJKET JIIKApChKOTO 3ac0o0y JapoHiia3a
qutst mikyBaHHs narieHTiB 3 MIIC I tumy.

Meron: aHani3 BIUIMBY Ha MOKA3HUKHU OIOJKETY 3 YACOBUM FOPU30HTOM B OJIMH
pik. AHaJIi3 IPOBEACHUH Ha MIJCTaB1 MPSIMUX MEIMYHUX BUTPAT Ha JIIKAapChKUi 3acib 3
NEPCIEKTHBY JICP)KAaBHOTO IUIATHWKA, BU3HAYCHOI IUIHOBOI MOMYJIALIi IMAI[iEHTIB
BIJIMOBIIHO 70 JaHWX, HagaHuX y 3BepHeHHI MO3 VYkpainu (BiAMOBIIHO O JIKCTIB
MO3 Vkpaian Big 09.06.2022 Ne25-01/12931/2-22 Ta Big 20.06.2022 No25-
01/13739/2-22).

BignoBigao g0 mmcrta MO3 Vikpainum Big 20.06.2022 Ne25-01/13739/2-22
MEIMYHUMH TeXHOJoTrisiMu nopiBHsHHS 11 JI3 maponinaza € HIIT ta TI'CK. Ilpore
BiJIMIOBITHO /IO MPOBEICHOTO aHaI3y KIIHIYHOT €(PEeKTHBHOCTI OyJIO BCTAHOBJICHO, IO
3TiTHO 3 MDKHAPOJHOIO TMPAKTHKOIO JapoHifa3za € eauHuM JI3 mis cnenudiqHoro
nikyBanns narieHTiB 3 MIIC [ Tuny, HuH1 1apoHigasa BkiatoueHa y [lepeik mikapcbKux
3ac00iB, MEIMYHUX BUPOOIB Ta JOMOMDKHHUX 3aCO0IB IO HUX, IO 3aKYyMOBYIOTHCS Ha
BUKOHAHHSI BIIMOBIMHUX yroJ (JIOTOBOPIB), YKIAIEHUX 0COO00, YIIOBHOBAXEHOIO HA
3MIACHEHHS 3aKyIiBedbh y chepl OXOPOHH 3MI0pPOB’S IS BUKOHAHHS TPOTpaM Ta
3MIACHEHHS IIEHTPATI30BAaHUX 3aXOAIB 3 OXOPOHHU 370pOB’S, IO 3aTBEPIKCHUMN
noctanoBoto Kabinery MinicTpiB Ykpainu Bix 7 6epe3ns 2022 p. Ne 216 Ta BignoBigHO
3a0e3reuyeThCsl NalieHTaM B YKpaiHi. Y 3B'I3KY 13 BUII€3a3HAUECHUM, aHAJ13 BILUIUBY
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Ha TIOKa3HUKHU OIOJKETY TMPOBEICHO IS <JIIF0YOTO CIIEHapiio» (3aCTOCYBaHHS
cnenupIvyHOro JIIKyBaHH: ), po3paxyHok BuTpat st HIIT He mpoBoauscs.

BxingH1 gani s po3paxyHkiB npeicTaBieHo y Tabauui 1. 3BepTaemo yBary, 1o
JUTSL MOJICIBHUX PO3pPaxyHKIB OYyJI0 po3paxoBaHo 1034 JI3 napoHinasa 3 ypaxyBaHHSIM,
110 Bara JOpOCJIOro naiieHTa craHoBUTh 70 Kr, Bara 1uTuHM - 30 KT.

Mono TI'CK, TO BiAmoBigHO A0 YHI()IKOBAHOTO KIIIHIYHOTO MPOTOKOIY
MEPBUHHOI, BTOPUHHOI (CIeliani3oBaHOi) Ta TPETUHHOI (BHUCOKOCMHEI[iali30BaHO1)
MeanyHoi ponomoru «MIIC I tunmy» namienTiB 3 Baxkkow ¢opmoro MIIC I tuny
(cunapom ['ypnep) pexomenmoBaHo 3a0e3neuntd D3T 3 MOMEHTY MOCTaHOBKHU
J1arHo3y Ta 0 MOBHOTO MPWKUBIEHHS TpaHcmianTtaty. [Iporte, y 3B'SI3Ky 13 TUM, 1110
Yac 710 MOBHOTO NMPUKUBJIEHHS TPAHCIUIAHTATY (IIPOTATOM SIKOTO MallieHTa HEOOX1IHO
3a0€3MeUnTH JIApPOHIIAa3010) € IHAMBIAyaJIbHUM MOKA3HUKOM, IO 3aJIeKUTh BIiJ
KJIIHIYHOT cHUTyalli KOXXHOTO TalleHTa, y Tabmuui 1 mpeacTraBieHO BapTICTh
nposeaeHHs anoreHHoi TT'CK 6e3 BuTpaT Ha JapoHiasy.

Tabnuus 1. Anani3z BUTpaT Ha OJIHE BBEACHHS Ta HA PIUHUNA KYpPC 3aCTOCYBAHHS
napoHigasu, a Takoxx ButpaT Ha nposeneHHs TI'CK mns mikyBanus MIIC I tuny Ha
OJIHOTO TTaIli€HTa

3asBaenuii JI3 - naponinasa

dopma BHUITYCKY Ta JJO3yBaHHS KOHIICHTpAT JJIs pO34HHY s iHy3ii, 100
OHl/mn, Ne 1: mo 5 mn y dnakoni, o 1 ¢piakony
B KapTOHHIM KOpoOI1Ii
Cxema 3acrocyBanus, OJl/kr 100
KpartnicTs 3acTOoCyBaHHS Ha piK 52
Ilina 3a 1 guakon, rpa* 14 454,222
Hopocni Himu
KinbkicTs ¢dakoHiB Ha 1 14 6
BBEJICHHSI
Butpatu Ha 1 BBeieHHS, TPH 202 359,08 86 725,32

24 1iHa 3 eJEKTPOHHOI CHCTEMH MyOIIYHIX 3aKyIiBelb BiMOBIAHO 10 TOPTiB 3a mpeamerom 3akymisii «IK 021:2015 — 33600000-6 ®apmareBTiaHa
npoaykuis (Jlaponigaza 100 OJl/mn)», 3amoBHuK — JIIT «MeanuHi 3akymiBii YKpaiHu», 10roBip npo 3akymiBimo Big 13.10.21 Ne09/286-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012786-c
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BuTtparu Ha naiienta Ha 1 pik, 10 522 672,16 4 509 716,64
IpH

Meauyna TexHosorist nopisBusians - TI'CK**

Bio poounnozo Bio nepoounnozo
oonopa ooHnopa

Bapricte anorennoi TI'CK 3 1 874 969,08 2 484 470,00
JIOHOPCHKUM €Tarom, TpH***
[TocTTpancrnanTamitHui 168 448,31
cynpoin marieHTa 3 180-ro 1o
360-ro aHs, rpH
BapricTb npoBeieHHsI aIOT€HHOT 2043 417,39 2652918,31
TI'CK, rpu

*¢ionogiono 0o aucma MO3 Vkpainu 6io 09.06.2022 Ne25-01/12931/2-22 0ns nposedenHs
PO3PAxyHKi@ 0yI0 BUKOPUCMAHO OCMAHHIO OOCMYNHY 8apmicmbv JIKAPCbKo20 3acoby 3a
pezyibmamamu mopeis, npogeoenux /{11 « Meouuni 3axynieni Yxpaiiu», ujo 0ocmynua 6 enekmpoHHiu~
cucmemi nyoniuHUX 3aKynigens

**gionosiono 0o aucma MO3 Vipainu 6io 20.06.2022 Ne25-01/13739/2-22 y pospaxynkax 6yno
suxopucmano mapughu 32i0no0 3 nocmanogoro KMY eio 18 epyous 2019 p. Ne 1083 “Ilpo
3ameepodiceHHs  nepeniky nociye ma mapugié Ha nociyeu 3  HAOAHHA — MPEmuHHOL
(8ucoxocneyianizo8anoi) MeouuHoi 0onomMo2u MemoooM MPAHCHIAHMAYIl Opeauie ma [HUWUX
AHAMOMIYHUX Mamepianie, SKi HA0AMbCs Y4ACHUKAMU NLIOMHO20 NPOEKMY w000 3MIHU MEXAHIZMY
Qinancosoco 3abe3neueHHs ONePAmMuHO20 JNiKY8AHHA 3 MPAHCHIAHMAYIl OpeaHie ma [HWUX
aHamomiuHux mamepianie”

**E*mapugh ekirouae nocmmpancnianmayitinutl cynposio 0o 180-2o owns

OTxe, BUTpaTH HA OJHE BBEICHHS JAPOHIIA3H OJHOMY JIOPOCIOMY MAIlIEHTY 3
MIIC I tuny cranoBisats 202 359,08 rpH, oaHiit qutuHi - 86 725,32 TpH; BUTpaTH Ha
OJIMH PIK JIIKYBaHHS OJHOTO fMopocioro - 10 522 672,16 rpH, onniei qutuau - 4 509
716,64 rpu. Bapricts nmpoBenenns anorenHoi TT'CK Bif poIMHHOTO TOHOpPA CTAHOBHTH
2 043 417,39 rpH, Big HEPOAUHHOTO - 2 652 918,31 rpH.

3rifHO 3 MOAATKOBUMHU Marepianamu, Haganumu y nucti MO3 Ykpainu Bifg
09.06.2022 Ne25-01/12931/2-22, xinbkicTh narieaTiB 3 MIIC I tumry y 2022 porii, 1o
MOXXYTb TTOTpeOyBaTH JIIKyBaHHS, CTAaHOBUTH 18 0cib (4 mopocnux i 14 miteit).

Binmosimao 10 YHi()ikoBaHOTO KIIIHIYHOTO MPOTOKOJIY IMEPBUHHOI, BTOPHHHOI
(cmerianizoBaHO1) Ta TPETHHHOT (BHCOKOCTICIai30BaH01) MeAuIHOI qoriomoru «MIIC
[ tumry» @3T pexomenaoBana Bcim marieaTam 3 MIIC I tuiry 3 mpomiKHOTO Ta JIETKOIO
dbopmoro 3axBoproBanHs (cuaapoMoM ['yprep-Illeiie Ta cuanpowm llleiie), B ToM 9ac sk
TI'CK pexomeHnoBaHa marieHTam 3 Baxkkoto popmoro MIIC I tumy (cunapom I'yprep)
y BIilll JO 2-X POKIB Ta 13 KOE(IIIEHTOM KOTHITUBHOTO PO3BUTKY > 70. 3rigHo 3
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nonatkoM 0 jucta MO3 Ykpainu Bin 09.06.2022 Ne25-01/12931/2-22 nuni B YKpaiHi
3apeectpoBanuii onquH nanieHT 3 MIIC I Tuny BikoM 70 2-X pOKIB, POTE y 3B'A3KY 3
BIICYTHICTIO JAHUX WIOJ0 CTYNEHS TIKKOCTI 3aXBOPIOBAHHS Ta KOE(DIIIEHTY
KOTHITUBHOTO PO3BUTKY [JAHOTO MallleHTa, CTBEPAXKYBAaTU NP0 MOTEHLINHY
MOxJMBICTh npoBefeHHs: TT'CK nanoMy maiieHTy HEMOXKIIUBO.

VY 3B"3Ky 13 BHILE3a3HAYEHUM, YINOBHOBAKEHUM OpraH 3a3Hayae IIpo
HEMOXXJIUBICTh BU3HAYCHHS HAa JJAHOMY €Talll MOTEHI[IHHOT KUIBKOCTI MAIl€HTIB, IO
MoxyTh oTpumatu TI'CK B pamkax «HOBOro ciuesHapiio». TomMy YMOBHOBaXXEHUM
opraHoMm OyJi0 MPOBEJECHO PO3PAaXyHOK BIUIMBY Ha MOKAa3HUKU OIOIKETY 3 4aCOBUM
TOPU30HTOM B OJIMH PIK IpH 3a0e3MedeHH] yciei KOrOpTH Mali€HTIB JIAPOH1IAa3010
(«mirounit cuieHapiit») (tabmuus 2). Po3paxyHku mpoBeAeHO 3a CTaHIapTU30BaAaHUM
migxoaom (Bara pgopocioro mamieHta - 70 kxr, Bara autuHu - 30 Kr) Ta 3a
1HAUBIIYadi30BaHUM MIIXO0A0M (BIATMOBIJHO JO MAacH Tila KOXKHOIO IMaIfieHTa 13
MaTEMaTUYHUM OKPYTJIEHHSM HEOOX1IHOI KUIBKOCTI (PJIaKOHIB IO LLIOr0 4yKcia y Oik
30UTBIICHHS).

Tabmuuss 2. PesynpTaTH aHami3y BIUIMBY Ha TOKa3HUKU OMOJDKETY IPH
3aCTOCYBaHHI JJapOHiIa3u: NIFOYUH ClIEeHApi

1 pik

KinnkicTh mamicuris
KinpkicTh maIieHTiB, MO MOXYTh 18
noTpeOyBaTh  JIIKYBaHHS (3a
TAHUMH, HaJIaHUMHU Y JTOJATKY J0
JIMCTa MO3 VYkpainu BIJI
09.06.2022 No25-01/12931/2-22)

® opocii 4

® JITH 14

BurpaTn Ha BCIO monmy Jasillilo NALIE€HTIB, IPH

CrangapruzoBanuii | InauBigyanizoBanuii
miaxia miaxia
Butpatu Ha naponinasy Ta BIUIMB 105 226 721,60 117 252 632,64
Ha OIOJIKET, TPH
® JI0pOCIi, TPH 42 090 688,64 45 848 785,84
® JIiTH, TPH 63 136 032,96 71 403 846,80
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OTxe, BUTpAaTH HA 3aKyHIBJIIO JJAPOHIJA3H AJIs JIIKYBAHHS KOTOPTH HaIieHTIB (4
nopocnux 1 14 giTeit) 3a ctaHgapTU30BaHUM MAX0A0M CTaHOBIATH 105 226 721,60 rpH,
3a IHAUBiyani30BaHuM - 117 252 632,64 rpH.

3MOJeNbOBaHUI BIUIMB Ha OIOKET JapoHiga3u Oyno MOpIBHAHO 13
PEKOMEH/I0BaHUMHU 3HAYEHHSMHU IIKAJIU BIUIUBY Ha OO/KET B YKpaiHi, BIIMOBIAHO J10
aKTyaJli30BaHUX 3HAYEHb PEKOMEHIOBAHOI IIKaIW OLIHKM BIUIMBY Ha OIOJKET B
VYkpaiHi Ha TIACTaBl JaHUX JAEpP>KAaBHUX BUTPAT Ha JiKapchki 3acodu y 2021 pori, Ta
BCTAHOBJICHO, 1[0 MPHU 3aKyIIBJ JAapOHiJa3H, BIUIMB Ha OO/pKeT Ha 1 pik mpu 060x
nigxoAax N0 po3paxyHkiB Oyzae BenukuM (Ouibiie 100 MIH TpH), ane MEHIIMM 3a
pPEKOMEHI0BaHe MOPOroBe 3HAUEHHsI CTyINeHs (1IHAaHCOBOT JOCTYMHOCTI, 1110 CTAHOBUTH
176 muH rpH.

Takox BignmosinHo A0 aucta MO3 Ykpainu Big 09.06.2022 No25-01/12931/2-22
YIIOBHOBAKEHUM OpPraHOM OYJIO J10JJaTKOBO MPOAHAI30BAHO MEPETIKU BIAIIKOIYBaHb
pedepeHTHUX KpaiH Ta kpaiH CxigHoi €Bponu 3 METOI0 MOUIYKY IiH (Ha piBHI
BUPOOHHWKA) Ha 3asBJICHY MEIUYHY TexHoJorito ctaHoM Ha 01.07.2022 (tabmus 3).

Tabnuus 3. Llinu Ha mikapchkuii 3acid JapoHinaza B peepeHTHUX KpaiHax Ta
kpainax CxinHoi €Bponu

Kpaina Hina Iina B ekBiBajieHTI*
AnbaHis BinCyTHA?
Binopyck BinCcyTH
Bonrapis 1 363,78 6onrapchbKux 21 198,32 rpu
nep**27
Bocwis i ['epuerosuna BigcyTHa
[penis 487,99 eBpo® 14 835,73 rpu
Ecrtonia BincyTHs>’
Jlarsilicbka PecniyOmika | BigcyTHs®!
JlutBa BiCcyTHS?

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

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

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

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

2https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 1 2-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

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

31 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
3https://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

Biz[cyTH;I33

[TiBaH1yHa MakenoHis

Biz[cyTH;I34

Pecny6uika Ilonbiia

2 304,72 3notux®

14 949,57 rpu

Pymynis 2 593,87 pyMyHCBKHX 15 941,67 rpu
nei’®
Cep0ist BigcyTHs®’

CrnoBanpka PecnyGiika

477,70 eBpo®

14 522,89 rpu

CroBeHis BigcyTHsa®
Vropuiuna BincyTnsa*’
Xopaarist 4 844,33 kyn*! 19 554,62 rpu

Yecnka Pecriybitika 14 401,35 uechkux xkpou*? |17 696,38 rpu

YopHoropis BincyTaa®

*3q ogiyitinum xypcom HEY cmanom na 01.07.2022*
**yina 3 peecmpy epaHuyHUX Yin

Orxe, 1iHAa Ha JIKapCchkud 3acid JapoHigaza 3a pe3yibTaTaMH TOPTiB,
nposeaeHux JI1 «Mennuni 3akymiBmi Ykpaiau» Ha piBHI 14 454,22 rpH 3a 1 ¢akoH,
€ HIOKYOIO0 32 IIHK JIOCTIKYBaHUX KpaiH Y IPUBHEBOMY €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 MOUUILHOCTI YKJIaJdaHHS JIOTOBOPIB
KEPOBAaHOTO JIOCTYITy YIOBHOB)KEHHUM OpraHOM OYyJIO JOJATKOBO TpOaHaIi30BaHO
pekoMenaaltii opranizaiiii 3 OMT inmmx kpaid moo JI3 maponinasza (Tadbmuis 5).

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

34 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
35 https://www.gov.pl/web/zdrowie/leki-refundowane

36 https://cnas.ro/lista-medicamente/

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

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

39 https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/
“Ohttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle
ges_ PUPHA .html

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

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

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

4 https://bank.gov.ua/ua/markets/exchangerates
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Tabmuusa 5. Pekomennauii opranizanii 3 OMT B iHmux kpainax moxgo JI3

JapoHiga3a

OMT oprani3zauis

Pexomenpanin®

HauionaabHuil iIHCTUTYT
OXOPOHHM 3/10POB’ |
JAOCKOHAJIOCTi MeAMYHOI
ponomoru Benukoi bpuranii
(National Institute for Health
and Care Excellence, NICE)

O1iHKa HE MPOBOAWIACK.

Koncopuiym 3 Jgikapcbkux
3aco0iB otaanaii (Scottish
Medicines Consortium, SMC)
“Jlaponigaza”,
Aldurazyme®”, 13.12.2004
(nmepenonaua 3agBu)?

JI3 He peKOMEHI0BAHO.

3a3HayeHo, 110 3asBa He MICTHIIA 1H(OopMalii, sKa
0 miATBepIKyBajda EKOHOMIYHY JIOIUIBHICTD
Teparnii.

HaunionaabHuii oprax 3
NUTAHbL OXOPOHH 3/10POB'sI
®panuii (Haute Autorité de
santé or French National
Authority for Health, HAS)
“ALDURAZYME
(maponigaza)”, 04.01.20224

PexomenoBano BkitoueHHs JI3 nmapoHimasza 10
nepesiky Ha BIAIIKOAYyBaHHsS. BcTaHoBieHo, 110
daktuuna Buroga (SMR) JI3 nmaponigaza €
3HauHoto. JlapoHima3za 3a0e3medye  3HayHE
nokpainieHHs ¢aktuynoi Burogu (ASMR II) y
tepaneBTHYHOMY JikyBaHH1 MIIC I tumy.
[Hpopmarllis 1010 E€KOHOMIYHOI JIOILIBHOCTI
BIJICYTHSI.

Kanajacobke areHTCTBO
JiKapcbKHX 32c00iB Ta
MeanuHuX TexHoJorii (The
Canadian Agency for Drugs &
Technologies in Health,
CADTH)

“Jlaponinaza”, 03.01.2005%

JI3 HEe peKOMEHI0BaHO.

3a3HaueHo, mo JikyBaHHs komTye Big 100 000,00
KaHajachkux pgonapie (2 847 580,00 rpH) no
900 000,00 xanaacekmx modapiB (25 628 220,00
TPH) Ha piK, 3aJeKHO B Bard NAalli€HTA.
3Ba)karo4yM Ha CEPEHIO Bary MAIli€HTIB, K1 Opanu
y4acTh y KIiHIYHOMY nociimkeHHi (40 kr),
CepelHs pidHa BapTICTh JIIKYBaHHS JapOHiTa30k0
oxHoro namieaTa ckiangae 434 720,00 kaHaacbKuX
nosapiB (12 378 999,78 rpH) .

4 https://www.scottishmedicines.org.uk/medicines-advice/laronidase-aldurazyme-resubmission-10004/
46 https://www.has-sante.fr/jcms/pprd_2983669/en/aldurazyme-laronidase
47 https://www.cadth.ca/laronidase
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ABCTpaIiHCHKUHI
KOHCYJIbTATUBHUI KOMITeT 3
(phapmManeBTHYHHUX IepeBar
(Pharmaceutical Benefits
Advisory Committee, PBAC)

LIpoepama JI3, wo pamyromo srcumms (Life Saving
Drugs Program - LSDP) - BkimtoueHo™®.

Cxema gpapmayesmuunux ninve (Pharmaceutical
Benefits Scheme - PBS) - He pekoMeH10BaHO™ .

PBAC BigxwiuB 3asiBKy Ha BKJIIOYEHHS [0
nepeniky |y pamkax PBS Ha miacrasi
HecnpusATInBoi edekruBHocTi BUTpar. PBAC
TaKOX JIAIIOB BUCHOBKY, IO YpSJ MOXeE
PO3IIIAHYTH MUTAHHS MPO BKIIOYEHHS JapoHiia3u
no LSDP.

AreHTCTBO hapMaLeBTUUYHOIO
MeHexkMeHTy HoBoi 3enanii
(Pharmaceutical Management
Agency, PHARMAC)
“PinmreHHs 11010 BKJIIOYECHHSA
1o nepediky JI3 niasa ®3T s
AesiKuX opaHHUX
3axsopoBanb”, 11.11.2016°°

PHARMAC cxBanuB yroay 3 kommnasiero Sanofi-
Aventis New Zealand Limited (Sanofi-Genzyme)
II0JI0 BKJIIOYCHHS JI0 TMEpeliKy JapoHiga3H
(Aldurazyme) pyis Tali€HTIB 13 CHHIPOMOM
I'ypnep, sxi orpumyrors TI'CK. Iima JI3 13
cyocumiero cknagae 1 335,16 HOBO3eNMaHIACHKHUX
nosapiB (30 622,96 rpH). YMOBHU BIAIIKOAYBaHHS
BKJIIOYAIOTh, 30KpEMa, YMOBY, IO TMAaIlIEHTY
mianyetrbesi  npoectu  TT'CK  mpotsirom
HACTYIMHUX 3 MICSIIIB 1 JIIKYBaHHS JIAPOH1/1a3010
Oyne TepexiiHUM eTaroM JIKYBaHHS  JJIs
npoBeaeHHs TI'CK, a Takox Te, 10 JapoHiga3y
CJ1T BBOAUTH MPOTATOM 24 THXxHIB (12 THXXHIB 10
ta 12 trkniB micnsa TI'CK) y no3ax He 6inbiie 100
OJI/KT mOTHXKHS.

IncTuTyT SIKOCTI M
eeKTUBHOCTI y cucTeMi
oxopoHnu 310poB’st Himeuunnn
(Institut fiir Qualitit und
Wirtschaftlichkeit im
Gesundheitswesen, IQWiG)

O1iHKa HE MPOBOAMIACK.

ITaniiicbke areHTCTBO 3
JiKapchbKHX 3ac00iB (Agenzia
Italiana del Farmaco, AIFA)

OuiHka He MPOBOANIACK.

48 https://www.health.gov.au/resources/collections/life-saving-drugs-program-resources-mucopolysaccharidosis-type-i-mps-i
49 https://www.pbs.gov.au/pbs/industry/listing/elements/pbac-meetings/pbac-outcomes/2004-11/1st-time-decisions
SOhttps://pharmac.govt.nz/news-and-resources/consultations-and-decisions/decision-to-list-enzyme-replacement-therapies-for-some-rare-disorders/
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ArentcTBo 3 OMT Ta OuiHka HE MPOBOJINUIIACK.
TapudHoi cucremu Iloabmi
(Agencja Oceny Technologii
Medycznych, AOTMIiT)

HauionaabHuil iIHCTUTYT OuiHka HE MPOBOJIUIIACK.
OXOPOHM 3/10POB'sI
Higepaanais (Zorginstituut
Nederland, ZIN)

IHcTUTYT KIIHIYHHMX Ta OnuiHka HE MPOBOJIUIIACK.
€KOHOMIYHMX A0CTIIKEeHb
CHIA (Institute for Clinical
and Economic Review, ICER)

*015 nopieHI0BaAHOCMI 6aPMOCMI 8 2DH 8KA3AHI 8 NEPEPAXYHKY 8ION0BIOHO 00 oghiyitinoeo kypcy HBY
cmanom na 01.08.2022°"

Takox YIOBHOBO)XEHUM OpraHoM OyJIO JOJATKOBO TIPOBEJACHO TIOIIYK
nyOJiKaIlii, y SKUX OI[IHIOBaJach €KOHOMIYHA JOIUIBHICTh B YACTHHI €(EeKTUBHOCTI
BUTpAT BUKOPUCTaHHS JapoHigazu s jikyBanHsa MIIC I tumy. 3a pesynabraTamu
MOIITYKY BCTAHOBJIEHO BiJICYTHICTh OITYyOJIIKOBAaHUX JTOCIIKEHb.

5) nani moao kopekTHOCTI iHdopmamii mpo HasiBHiCTH a00 BIACYTHICTH
€KOHOMIYHMX Ta KIIHIYHHX TepeBar 3acTOCYBAHHA JIIKAPCHKOro 3acoly
NMOPiBHAHO 3 IHIIHUM JIIKAPCHLKUM 3aC000M 200 IHIIOKW MEJIMYHOI0 TEXHOJIOTI€I0
(a0o ix BiACYTHOCTI), HaJaHi 3asiIBHUKOM

Bignogiguo o .7 Iopsaky nepxkaBHa OMT 3a ckopodeHOI0 TPOIEaYypOIO He
nepeadavae MPOBEJACHHS SKCIIEPTHU3H MOJaHUX 3aSBHUKOM 3asBH 1 JOChE, HA ITIICTaBI
SKUX MOYKHa 3pOOUTH BUCHOBOK ITPO KOPEKTHICTh HaTaHO1 1HGOpMAITii.

4. PexoMeHaailii moa0 BKJIYeHHs (BUKJIIOYEHHS) JiKaAPpChKOIro 3aco0y 10
(3) HamioHaabHOro mepesiiky OCHOBHHMX JiKapcbKHX 3aco0iB Ta (a0o)
HOMEHKJIATYp (mepeJiikiB, CINHMCKIB, PeecTpiB), 110 3aKYNOBYKTbHCH 32 KOIITH
JAeP:KaBHOI0 OKO/KETY /ISl BUKOHAHHS MPOrpaM Ta 31iiCHeHHS eHTPATi30BaHUX
3aX0liB 3 OXOPOHHU 310pPOB’s, Ta (a00) pekoMeHAANil HIOA0 3aCTOCYBAaHHSA /I
nijledd OXOPOHM 30pPOB’sl JIKaApCbKOro 3aco0y, omiarTa, 3akyniBiasi a0o
BIIIIKOAYBAaHHAA BAapPTOCTi SIKOr0 3IiliCHIOETHLCA 3 METOW BHKOHAHHS
perioHajibHUX HUIBOBHX MNPOrpaM 3 OXOPOHM 3I0POB’S, WI0 MOBHICTIO 4H
YacTKOBO (PiHAHCYIOTHCS 32 PaXyHOK KOWITIB MicueBMX OmmkeriB, Ta (200)
pexoMeHaanii Moa0 yKJIaJAeHHs1 a00 NPoaoB:KeHHs Ail (MposoHramii) 10roBopiB

31 https://bank.gov.ua/ua/markets/exchangerates
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KEepPOBaHOIO0 0cTymny Ta (200) iHIII pekoMeHAalil y pa3i HeoOXiTHOCTI YXBaJICHHS
pillieHb B CHCTEMI OXOPOHHM 310POB’S

Cranom Ha 25.07.2022 BignoBigHo a0 3BepHeHHS MO3 Ykpainu Big 09.06.2022
Ne 25-01/12931/2-22 Ta Big 20.06.2022 Ne 25-01/13739/2-22 mnpoBeA€HO OLIHKY
MEIMYHOI TEXHOJOT1l 3a CKOPOYEHOIO MPOIIEAYPOIO JIIKAPCHKOTO 3aco0y JIapoHijgasza
JUIsL JIIKYBAaHHS TMAll€HTIB 3 Mykomnodicaxapuno3oM | tumy. BignoBigHo no m. 22
[Topsiaky mpoBeAeHHS JEpKaBHOI OIIHKM MEIUYHUX TEXHOJIOTIH, 3aTBEpIKeHOT
noctanoBoto KMV Bin 23 rpyans 2020 p. Ne 1300, BUCHOBOK YIIOBHOBa)KEHOI'O OpraHy
Ma€ peKOMEHAAIINHUN XapaKTep.

Cranom Ha 01.09.2022 0HOBIEHO BUCHOBOK YIIOBHOBa)KEHOI'O OpraHy Ha 3aIluT
y nmuctax MO3 Vkpainu Big 26.07.2022 No 25-01/16746/2-22 Ta Bix 08.08.2022 Ne25-
01/17921/2-22 mono BHeceHHs 1H(MOpMaIli Ipo AOUUIBHICTh YKJIaJaHHS JOTOBOPIB
KEpPOBAHOTO JIOCTYY.

VY nmucrax 3BepHeHHsIX MO3 3a3Hau€HO IMiICTaBU MPOBEICHHS JEP>KaBHOT OIIIHKU
MEIMYHOI TEXHOJOr1i, a caMme, MIANYHKT 3 myHKTY 4 nmoctaHoBu KaGinety MiHicTpiB
Vkpainu Big 23.12.2020 Ne 1300, a takox mianyHktd 5 Ta 7 nyHkry 8 Ilopsaky
NPOBEACHHS JCPXKABHOT OI[IHKM MEIUYHUX TEXHOJIOTiH, 3aTBEP/IPKEHOTO MMOCTAHOBOIO
Kab6inery MinictpiB Ykpainu Bix 23.12.2020 Ne 1300.

3a pe3ynpTaTaMu aHaji3y HAsABHOCTI JIapOHIJAa3u y Tally3eBHX CTaHIapTax y
chepi OXOpOHU 3710pOB ' YKpaiHU BCTAHOBJICHO, 1110 JIIKAPCHKUM 3aci0 japoHiza3a He
BKJIIOUeHO y JlepkaBHMI QopMyIsp JiKapchKuX 3aco0iB, 3aTBEPI)KEHUN HAKa30M
MO3 Vkpainu Big 13.06.2022 Ne 1011, npucyTHiii B YHIpIKOBaHOMY KIIHIYHOMY
IPOTOKOJI1 IIEPBUHHOI, BTOPHUHHOI (cmerrianizoBaHO1) Ta TPETUHHOI1
(BucokocIenianizoBaHoi) Meau4Hoi jgoromMoru «Mykomnodicaxapuno3 [ Tumy»,
3aTBeppkeHUi HakazoM MO3 Ykpainu Bix 23.02.2015 Ne 90, ssx ocHOBHUM Ta € TUHUN
MeTon hepMEeHTHOT 3aMICHOI Teparlii MyKkomoiricaxapuo3y I tumy.

VY MiKHaApOTHUX PEKOMEH/IAIISAX HAYKOBUX TOBAPHUCTB 11010 BEJICHHS TAIlIEHTIB
3 Mykomnodicaxapunozom | tuny (xkepiBuuntBo bpazumnii 2009 poky, €Bpomneilicbkuit
koHceHcyc 2011 poky, pexomenparii bpazumii 2020 poky, CHIA 2021 poky)
dbepMeHTHa 3aMicHa Teparis JapoHiIa3010 € CTAHAAPTOM Teparii MyKomoJicaxapuao3y
[ tumy nerkoi Tta cepemnnboi ¢dopmu (cungpomu ['ypnep-llleite Ta Illeite).
TpancrnanTariss rematonmoetnyHux ctoBOypoBux kiithH (TI'CK) mpu cunapomi
['yprnep pexomeHaOBaHa BHUIE3a3HAYCHHUMH MDKHAPOJHUMHU JDKEpEIIaMH, a TaKOX
AMEpUKaHCHKUM TOBapUCTBOM 3 TPAHCIUIAHTAIl KPOBI Ta KICTKOBOro MO3Ky 2015
poky. @®depmMeHTHa 3aMiCHa Tepamisi BHKOPHUCTOBYEThCS TPU TOKKIH popmi
MykonoJicaxapunosy | Tauny (cuaapom ['yprep) 3 MOMEHTY BCTaHOBIIEHHS JIarHO3Y
1o TI'CK ta nmpomoBxye BukopuctoByBaTucs miciast TT'CK 10 MOMEHTy NpuKUBICHHS
TPAHCIUIAHTAHTY.

Kniniuna epextuBHicTh Ta 6e3meka Japoninasu nopisasHo 3 TI' CK+naponinaza
JUTSL  JTIKyBaHHSA JOPOCIWX Ta JIiTed 13 MyKomomicaxapumo3zom [ tumy Oyna
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MIPOaHaJI30BaHa y PETPOCIEKTUBHOMY KOTOpTHOMY AociikeHH1 Eisengart, et al.,
2018.

3a gaHuMu peTpocnekTuBHOro gociijxeHHs Eisengart, et al.,, 2018 B saxomy
Oyna TmpoBelleHa OIlIHKA JOBrOCTPOKOBUX pe3yJbTAaTiB JJi1  TMAIllEHTIB 3
Mykonodicaxapunozom | tuny (cupapom ['yprnep) ne mnopiBHIOETbCA (pepMEeHTHa
3amicHa Teparid (18 mauientiB), TT' CK+depmenTtHa 3amicHa Teparnis (54 maiienTa) Ta
BIICYTHICTh CHCTeMHOI Tepamii (21 maiienT) Oyno MmoKa3aHO, IO MAIllEHTH, SKUM
nposeneHo TI'CK pa3oM 3 BBeAeHHSM JapoOHIAa3uW MarOTh Kpalll MOKa3HUKH
BIKMBAHOCTI yepe3 10 pokiB y MOPIBHSAHHI 3 MallieHTaMH, SIKI OTPUMYBAJIM JIUILE
JapoHijazy Ta mnarieHtamMu 0Oe3 JikyBaHHS (83%, 45% Tta 10% BIAMOBIIHO).
BuwxuBanicTe Oyna Huk4Ya B Tpyni (pepMEHTHOI 3aMICHOI Teparnii y MOpPIBHSHHI 3
rpynoto TI'CK+depmentna 3amicHa tepanis (HR=2,6; p=0,033) Ta Huxua B rpymi 6e3
JIKYBaHHs y TIOPIBHSIHHI 3 Tpynoto hepMenTHoi 3amicHoi Tepanii (HR=2,3; p=0,008).
CyTTeBO Kpamil NOKa3HMKW 100 HEBPOJIOTIYHOI MATOJOrii MOKa3aHi B TpyIi
TI'CK+depmenTHa 3aMicHa Tepamisi y MOPIBHSAHHI 3 TPYNO (EpMEHTHOT 3aMiCHOI
tepamii: uepe3 14 pokiB 0% Bunaakis riapouedanii y nopiBHsHHI 3 27% BIANOBIIHO
(p=0,036), cymapHa 4yacToTa BUIMAJKIB KOMIIPECIi MUIHOTO BTy CIIMHHOTO MO3KY
cknanana 16% y nopiBasHHI 3 51% BignosigHo (p=0,039).

3a MaHUMHU PETPOCIECKTUBHOTO JOCIIDKEHHS, sike Oylo MpoaHaIi30BaHO 3
METOI0 OTpUMaHHA 10AaTKOBOI iH(opMmalrii (myomikamis Eisengart et al., 2013) momo
edextuBHOCTI TapoHina3u pazoM 3 TI'CK B nmopiasHHI 3 e TT'CK npu cunapomi
['ypniep, depe3 1Ba POKU CIOCTEPEKEHHS IITH, SIKI OTPUMAJH JIAPOHIAA3y Ta SIKUM
nposen TT'CK Brpavanu Ha 9,19 GaniB [Q MeHmie Ha pik, HOK JIiTH, SIKUM TPOBEIIH
mume TI'CK (p=0,031). Kpim Toro, y rpymi ¢epmentHoi 3amicHoi Tepamii+TI'CK
MOKPAITHINCh MOKA3HUKH Y BUPIIIIEHHI Ta 00po0I11i HeBepOaIbHUX MpobiieM (Bi3yalbHE
CIOPUMHATTS) 3a mKkanor Mamnena, Tozi sk B rpyni TI'CK 3Hu3umuCsk, 1mo npusseno
10 pi3HUIl B 9,44 6anu Mixk rpymamu Ha pik (p<0,001).

Kiminiuaa edexTuBHICT, Ta Oe3leka JIapoHiAa3W TOPIBHAHO 3 HAMKpaIioro
HiATPUMYIOUOIO TEPATTIEI0 IS JTIKYBaHHS TOPOCIINX Ta AITEH 13 MyKOIIOJIicaXapu1030M
[ Tuny Oyna mpoanamizoBaHa y cucreMarndyHomy orisifi (Jameson E, et al., 2019)
BHUCOKOi METOAO0JIOT14HO1 AKOCTi. [0 ornsamy Oymno BKIOYEHO auiie 1 JoCHiKeHHs 3a
yuacti 45 mamieHTiB. 3a pe3yibTaTaMH CHUCTEMAaTHYHOTO OISy, JapoHijzasa
BUSBWIACH  e(pexkTuBHOIO  micias 26  TWKHIB  JIIKyBaHHSA  TAIlIEHTIB 3
MyKOIIOJTicaxapuao30oM | THITy TOPIBHSAHO 3 muianedo 1010 3HIKCHHS O10XIMIYHUX
napameTpiB (CepeaHe 3HIKEHHs eKckpelii rimiko3aminornikaHiB (I'Al') 13 cedero Ha
54,1 % mopiBHsSIHO 13 cepenHiM 30imbimeHHsM Ha 47,3 % y rpymi miamne6o (p<0,001))
Ta TOKpameHHs (YHKIIOHATBHOT 3JaTHOCTI: JOCATHYTO CTAaTUCTUYHO 3HAYYIII
MOKPAIICHHS] Y BIACOTKaX MPOTHO30BaHOT (POPCOBAHOI JKUTTEBOI €MHOCTI JIETCHb
(DXKEJT) nmopiBasiHO 3 Miane6o, MD 5,60 (95% CI Big 1,24 no 9,96) i B Tecrti
MIECTUXBWJINHHOI X001 (cepemnHe mokpamieHHs Ha 38,1 MeTpa y rpyIi JapoHigasu,
p=0,039, npu BUKOpUCTaHHI NPOCIEKTUBHO 3aruiaHoBaHoro aociipkeHHs ANCOVA),
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MpOTE, JA0KAa3U HU3BKOI SKOCTI 32 OL[IHKOIO aBTOPIB CUCTEMATHYHOIO Orjsiay. Takox,
HakonuyeHHs1 Al Oyno 3MeHIeHo, uo Oyso MiATBEP/KEHO 3MEHILEHHSIM 00’ €My
MEYIHKU: cepeAHld 00’eM mediHku 3MeHImMBCcsA Ha 18,9% y rpymi napoHigasu Ta
30ubmuBces Ha 1,3% y rpymi mane6o, MD 20,00 (95% CI Bix 8,93 no 31,07). He 6yno
CYTT€BOI PI3HULI MK rpyNaMH 11010 BAHUKHEHHs no6iyHux peakuiit, OR 0,51 (95%.,
CI Bimg 0,15 mo 1,71).

BpaxoBytouu, 1110 BiIMOBIAHO 70 MPOBEICHOr0 aHAJI3y KITHIYHOT €PEKTUBHOCTI
OyJ0 BCTaHOBJIEHO, L0 3TIHO 3 MDKHApOJHOIO MPAKTUKOIO JAPOHIJA3a € €IMHUM
JIKapChbKUM  3aco0oM I cnenugIgyHOro JIKyBaHHS  TMAIll€HTIB 3
MyKoToJIicaxapu030M | Trry, y 3B'I3Ky 3 4MM HaWKpalia MmiaTpuMyroda Teparis He
pO3TIIAIaIach sIK MEAUYHA TEXHOJIOTIS MOPIBHSAHHS ISl POBEACHHS aHATI3y BIUIUBY
Ha MOKa3HUKH OI0pKeTy, a y Haganunx MO3 YkpaiHu H0JaTKOBHX MaTepianax Jijis
npoBeaeHHs aepxkaBHOi OMT 3a CKOpOUEHOIO MPOIEAYPOIO JTIKaApChKOro 3acoly
JapoHija3a BIICYTHI JIaHl MO0 KIIHIYHO MIATBEPIKEHOT MOMKIMBOCTI MPOBEICHHS
TI'CK marientam YkpaiHnu, ymoBHOBa)XEHUM opraH 3 nepkaBHoi OMT 3a3Hauae, 1m0
aHaii3 BIUIMBY Ha MOKA3HUKHU OIO/UKETY JJig KOropTH 3 18 mamieHTiB Moxke OyTu
NpOBECHUN Ticas HalaHHA 1H(OpMaIli MOJ0 CTYMHEeHs THKKOCTI Ta KOEQIIEHTY
KOTHITUBHOT'O PO3BUTKY MAIlIEHTIB Y KpaiHu.

AmHaJi3 BUTpaT Ha OJHE BBSJACHHS Ta HA PIYHUN KypC 3aCTOCYBAaHHS JIAPOHI1a3H,
a Takoxx BuTpat Ha npoeaeHHs TI'CK misg nikyBaHHsS MyKormosicaxapuaosy | tumy Ha
OJIHOTO TAIll€EHTa TOKa3aB, IO OJMH PIK JIKYBaHHS OJHOTO JOPOCIOrO Malli€eHTa
napoHiga3or ctaHoBuTh 10 522 672,16 rpH, oxniei autunu - 4 509 716,64 TpH,
BapTicTh mnpoBefeHHs anoreHHoi TI'CK Big poaAMHHOTO JOHOpa CTaHOBUTH
2 043 417,39 rpH, Bix HepoauHHOTO - 2 652 918,31 rpH.

Butparn Ha 3akymiBii JapoHia3d y paMKax <«IIF0YOr0 CIECHApito» s
JiKyBaHHS KOTOPTH TaIlieHTiB (4 nmopociux 1 14 pgiTedl) 3a cTaHAapTU30BAHUM
migxoaoM ctaHoBIATh 105 226 721,60 rpH, 3a inguBiayantizoBanum - 117 252 632,64
TpH.

3Mo/IeIbOBaHUN BIUIMB Ha OMO/DKET JIapoHiga3u OyJio TIMOPIBHAHO 13
PEKOMEHI0BaHUMHU 3HAYEHHSMHU IIKAJIW BIUIMBY Ha OFO/DKET B Y KpaiHi, BIAMOBIIHO 10
aKTyaJIi30BaHUX 3HAYECHb PEKOMEHIOBAHOI IIKadW OIIHKKA BIUTMBY Ha OIOKET B
VYkpaiHi Ha TIACTaBl TaHUX JCP)KAaBHUX BUTPAT Ha JiKapchki 3acodu y 2021 pori, Ta
BCTAHOBJICHO, 1[0 TPU 3aKYIIIBII JJAPOHiIA3M, BIUIMB Ha OromxkeT Ha 1 pik mpu 000X
migxoaax o po3paxyHkiB Oyzae BenwkuM (Outbmie 100 MIH TpH), aje MEHIIMM 3a
PEKOMEHIOBaHE MOPOTOBE 3HAYCHHS CTyIEeHs (hiHAHCOBOT TOCTYIMHOCTI, 110 CTAHOBUTH
176 muH rpH.

TakuM 4uHOM, 3a pe3yabTatamu npopeaeHoi OMT 3a ckopoueHOT POIEyPOIO
HAa OCHOBI JaHWX 3 BIOKPUTUX JDKepen iH(opmallii, 3acTocyBaHHS JapoHiAa3u
MPOJIEMOHCTPYBaJiO0 €()EeKTUBHICTD Y MAIlI€HTIB 3 MyKoIoricaxapuao3om | tumy momo
3HIKEHHA 3HMKeHHs exckperii ['Al" i3 ceuero B cepequromy Ha 54,1 % (p<0,001),
nokpamieHus mporHozoBanoi ®XKEJI na 5,6% (p=0,009) 1 mnOKa3HHWKIB TECTy
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IIECTUXBUIIMHHOI X01b0M B cepennbomy Ha 38,1 merpa (p=0,039) mopiBHsSHO 3
mianedo depes 26 THXKHIB, TOOTO 32 KOPOTKUI MPOMDKOK crocTepexeHHs. Takox,
HakonuyeHHs1 'Al"’ Oyno 3MeHIeHo, uo OyJo MiATBEPKEHO 3MEHILEHHSIM 00’ €My
NeYiHKh B cepeaHboMy Ha 18,9%, mpore, fKICTb BCiX OTpPUMAaHMX AOKa3iB JJIs
pe3yibTaTiB OIliHEHAa SK Hu3bka 3a jgonomoroio miaxoay GRADE 3a manumu
CHUCTEMaTUYHOTO OTJISITY.

ETnuni acnekTu JiKyBaHHsS MAaLI€HTIB 3 MyKomoJsicaxapumo3oM | Tumy He
JO3BOJIAIOT  MPOBOAMTH  OUIBLI  JOBFOTPUBAJl  HPOCHEKTHBHI  JIOCHIIKEHHS
3aCTOCYBaHHS JIAPOH1/1a3u B MOPIBHIHHI 3 HAHKPAIIOIO MIITPUMYIOUOIO Teparnieto (abo
miaie0o).

3actocyBaHHsl JIapOHia3W y TMALIE€HTIB 3 MyKomojicaxapujao3oM [ tumy
PEKOMEHJIOBAaHO MDKHApOJHUMHU HAyKOBUMH TOBApUCTBAMH Ta YKpPaiHCHKUM
YHIQIKOBaHUM KJIIHIYHUM TpoTokosoM 2015 poky 3a yMOB AOTpUMaHHS KpUTEPIiB
npu3HaueHHs. CBo€YacHa MAiarHOCTHKA MyKomodjicaxapumody | tumy Tta paHHIiA
noyaTok ¢epMeHTHOI 3aMmicHOi Tepamii Oyne MaTu Kpaii pe3yiabratd. Hemomikom
depMeHTHOI 3amicHOi Tepamii € ToOraHe TPOHUKHEHHS JApOHila3u depes
remaroeHredaniyHuii 6ap’ep, y 3B’A3Ky 3 YUM BOHA HE BIUIMBAE Ha KOTHITUBHUUN
PO3BHUTOK, MOPYIIIEHHS SKOTO HaOUIbIIe BUpakeHe Mpu cuHapomi ['ypiep.

TI'CK nipu cuaapomi ['ypiep pekoMeHI0BaHa y BITYM3HIHUX Ta MIKHAPOIHUX
JpKepenax, a TaKoX AMEpUKaHCHhKUM TOBapHCTBOM 3 TpaHCIUIAHTAIlli KpPOBI Ta
KicTkoBoro Mo3ky 2015 poky, Ta € HalKpallow CTpaTerito Mpu MpoBEJeHHI 10 2,5-
PIYHOTO BIKY MAIlli€HTa. 3a TaHUM 2-X PETPOCIEKTUBHUX JOCIIIKEHb, 3aCTOCYBAaHHS
depmenTHoi 3amicHoOi Tepamii pazoM 3 TI'CK moxkpamye BrkuBaHicTh mpotsirom 10
pokiB (HR=2,6; p=0,033), 3menmye kymynsTuBHI Bumnagku Tigpouedamii (0%
BUTIAJKIB TPOTH 27%) Ta KOMIpecii MUIHOTO BiALTY CIMHHOTO MO3KY (16% BumankiB
npotu 51%) B mopiBHSHHI 3 (hepMeHTHOIO 3amicHoto Teparieto (Eisengart et al., 2018)
Ta 3MEHIIY€E MBUAKICTh 3HIKEHHS MOKa3HUKIB 1Q mpoTtsirom 2 pokiB Ha 9,19 GaniB Ha
pik, p=0,031 B mopieasHHi 3 numie TT'CK (Eisengart et al., 2013).

Jlaponinaza 3abe3rneuyeThcs mnaimieHTaM B YKpaiHi 3 2016 poky 3a jaepikaBHI
komTu. Ha pmanuii vac nmaponimaza BkitoueHa y Ilepemik JikapchbKuX 3acoOiB,
MEIUYHUX BUPOOIB Ta JOTIOMDKHUX 3aC001B 0 HUX, IO 3aKyTMOBYIOTHCSI HA BUKOHAHHS
BIIMMOBITHUX YTOJ (IOTOBOPIB), YKIAACHUX 0COO00, YITOBHOBAXKCHOIO HA 3TIMCHEHHS
3aKymiBeNb y cdepl OXOPOHH 3MI0pOB’s NJisi BUKOHAHHS TMpoOrpaM Ta 31HCHEHHS
LEHTPATI30BaHUX 3aXOJIB 3 OXOPOHH 3J0pPOB’S, IO 3aTBEPAKEHHUI IMOCTaHOBOIO
Kabinery MinictpiB Ykpainu Big 7 Oepe3ns 2022 p. Ne 216 3 po3paxoBaHUMH
BUTpaTaMU Ha 3aKyIIBIIO JAPOHIJA3H JJIs JTIKYBAaHHS KOTOPTHU MAIIE€HTIB (4 TOpOCIHX
i 14 nireit) 3a iIHAWBITYyaTi30BaHUM ITiaX0a0M - 117 252 632,64 TpH.

OTxe, HA OCHOBI BUIIIE3a3HAYECHOTO Ta 3 ypaxyBaHHsAM KoHueniii po3BUTKY
CUCTEMH HaJaHHS MEJIWYHOI JOIIOMOTH MaIli€eHTaM, SKi CTpaKJAaloTh Ha PiIKICHI
(optdanni) 3axBoproBaHHs, Ha 2021-2026 poku, 3aTBEPKEHOI PO3MOPSIIHKECHHSIM
Kabinety MinictpiB Ykpainu Big 28.04.2021 Ne 377-p, peKOMEHI0BAHO MPOIOBXUTH
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3a0€3MeUeHHs] 3aCTOCYBaHHA CHEUU(IYHOro JIKYBaHHS JIAPOHIJA30K0 MAIIEHTIB 3
MyKonoJiicaxapuio3oM I tumy. ¥V 3B’s13Ky 3 BETUKUMH BUTPAaTaMU OI0/KETHUX KOLITIB
000B’I3KOBUM € BpaxyBaHHsI KpUTEPIiB AJI1 NPU3HAUCHHS Ta IPUITUHEHHS (PEPMEHTHO1
3aMICHOI Tepamnii Ta MOCTIHHUI MOHITOPHUHT 31 300pOM peaibHUX KIIIHIYHUX TaHUX JJIs
OLIIHKY €()EeKTUBHOCTI Tepallii 3a y4acTi MyJIbTUIUCIUIUTIHAPHOT KOMaHIU (DaxiBIIiB.

TI'CK nns nauieHTiB 3 cuHapoMoM ['ypiiep Moske OyTH 3anpoBayKeHa JIMILE pU
CTBOPEHHI CUCTEMU KIIIHIKO-1a00paTOPHOrO CKPUHIHTY TaKUX MAIIEHTIB Y PAHHHOMY
Billl Ha MEPBUHHOMY PIBHI HaJIaHHSI MEJIMYHOI JOTIOMOTH Ta 3a0€3MEeUYEeHH] YMOB IS
MIPOBEJICHHS TPAHCIUIAHTAIIll KICTKOBOI'O MO3KY JITSIM PaHHBOT'O BIKY.

Takox BaxUIMBUMHU aclieKTaMu y chepi OXOPOHHU 3JI0POB’ S € opraHizailisi poooTu
1010 BUSIBJICHHSI HOC1iB, TEHETUYHOTO KOHCYJIbTYBAHHSI Ta MPEHATAIbHOT JIATHOCTUKHU
3 METOIO BUSIBICHHSI PU3UKY HAPOJKEHHS JITEH 3 MyKOMIOJICaXapH1030M.

Januii BucHoBOK Bix 13.07.2022 0yJi0 OHOBJIEHO MICJIsI OTPUMAaHHS JIMCTIB
MO3 Vxkpaiam Bim 26.07.2022 Ne 25-01/16746/2-22 Tta Big 08.08.2022 Ne25-
01/17921/2-22 3 meTol0 BpaxyBaHHS MoOJokeHb mNoctaHoBu Kabinery MiHicTpiB
VYkpainu Big 22.07.2022 Ne 816 “IIpo BHecenHs 3miH A0 noctanoB Kabinety MiHicTpiB
VYkpainu Bin 23 rpyans 2020 p. Ne 1300 1 Bix 27 ciunst 2021 p. Ne 617 npu npoBeneHHi
nepxaBHoi OMT 3a CKOpOYEHOIO TMPOIENYpOI0 Ta BHECEHHS Y BHCHOBOK
yIIOBHOBA)XEHOTO oprany 3 xaepxaBHoi OMT 3a ckopodeHO MpoLeayporo
JiKapchKOro 3aco0y JapoHinaza iHdopmallii Tpo JOUUIBHICTh yKJIaJaHHS JOTOBOPIB
KEpPOBAHOTO JIOCTYY.

3a pe3ylnbTaTaMy aHali3y BCTAHOBIEHO, IO BIUIMB Ha OIO/KET JIAPOHIZA3M €
BenukuM (miepeBuirye 100 MiH TpH), ajge MEHIIMM 32 PEKOMEHIOBAHE MOPOTOBE
3HA4YEeHHS CTyIeHs (iHaHCOBOI JOCTYITHOCTI, 110 CTAHOBUTH 176 MIIH IpH, BIIIIOBITHO
JI0 aKTyalli30BaHMX 3HAYCHb PEKOMEHIOBAHOI ITKAJIW OI[IHKM BIUTMBY Ha OIOKET B
VYkpaiHi Ha MiJCTaBl JaHUX JEP>KaBHUX BUTPAT Ha JIKapchKi 3acodu y 2021 porii.

I{ina Ha niKapchKUiA 3aci0 JapoHiga3a 3a pe3yabTaTaMu TOpriB, mposeacHux 11
«MenuuHi 3akyniBii YKpaiau» ctanom Ha tucronasn 2021 poky Ha piBHi 14 454,22 rpH
3a 1 (yakoH, € HIKYOIO 3a IIHU JTOCTKYBAaHUX KpaiH Y TPUBHEBOMY €KBIBAJICHTI 3a
odiriiinum kypcom HBY cranom na 01.07.2022.

3a pe3ynbTaTaMu aHali3y peKoMeH aIii opradizamniii 3 OMT iHmmx Kpain 1mono
Jikapchkoro 3acoOy JlapoHija3a BHUABICHO HACTYNMHY 1H(GOpPMAIliIO: TMO3UTUBHA
pEeKOMeHaIlis, MpOoTe 3 ypaxyBaHHAM BIiAMOBiMHUX yMOB - HAS (®panmis); He
pexomengoBano - SMC (Ilotnannais), CADTH (Kanana); oiiHka He mpOBOIUIACH -
NICE (Benuka bputanis), IQWiG (Himequnna), AIFA (Itanis), AOTMiT (Ilonpma),
ZIN (Higepnanmu), ICER (CIIA); BkmioueHo B okpemy mnporpamy - PBAC
(ABctpanis), PHARMAC (Hosa 3enanmnis).

Takox yYIMOBHOBOKEHWM OpPraHOM OyJIO JTOJAATKOBO TPOBEJAEHO TIOMIYK
myOJTiKaIii, y SIKHX OI[IHIOBaJach €KOHOMIYHA JIOIUIBHICTh B YAaCTHHI €()eKTUBHOCTI
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BUTpAT BUKOPUCTaHHA JapoHigasu aiusa JikyBanHs MIIC 1 tumy. 3a pesynpratamu
MOIIYKY BCTAHOBJIEHO BIICYTHICTh ONyOJIKOBAHUX AOCIIIKEHb.

BpaxoByroun ponatkoBe 3BepHeHHs MO3 mono HagaHHs iH(opmamii 1moao
JOLIBHOCTI YKIJIaJaHHS JOTOBOPIB KEPOBAHOI'O JOCTYNY 3BEpPTAEMO yBary, IO
nep>kaBHa OMT 3a CKOpOUEHOIO MpOLEAYpOr0 He Tnependayae MPOBEICHHS
(hapMaKOEKOHOMIYHOTO aHalli3y 1 BUCHOBOK Ma€ TEBHI OOMEXKEHHs, a caMe BIJCYTHI
pe3yibTaTh PO3PAXOBAHOTO IHKPEMEHTAIIBHOTO TIOKa3HMKa e()EKTUBHOCTI BUTpPAT
ICER (sxmio moniisHO) B YKpaiHi Ta PpEKOMEHIOBaHUM BiJICOTOK 3HMKKU, HEOOX1IH1
JUISL TOCSATHEHHS! €()eKTUBHOCTI BUTPAT 3r1JTHO PEKOMEHOBAaHUX I'PAHUYHHUX 3HAYEHb
ICER B VYkpaini. 3asBieHud JikapchbKuil 3aci0 JapoHifa3a € I1HHOBAIIHUM,
BUCOKOBApTICHUM, OJTHO/XKEPEIbHIUM Ha pUHKY YKpaiHU Ta B CBITI, BIUIMB Ha OIO/KET
SKOT'O € BEJINKUM B JIOKAJIbHUX YMOBaXx.

3a pesynbraramMu 3aciiaHHid EKCIEpTHOTO KOMITETY 3 OILIIHKA MEAUYHHUX
TexHojorii  JlepaBHoro mianpuemMctBa  «JlepkaBHMIl ~ €KCHEPTHUN  IEHTP
MinicTepcTBa OXOpOHH 3A0pOB'ss YKpainu», 1o Binoynocsk 30.08.2022, 6yno HagaHO
HACTYIHI PEKOMEH 1Al

1. BuznauuTu 4itki Kputepii npuitHATHOCTI hepMeHTHOI 3aMicHOi Tepamnii (D3T)
Ta MPUIIMHCHHS Teparii yepe3 3HaYHy HeBU3HAYCHICTH 11010 BIUIMBY HA BH)KMBAHICTh
1 AKICTh HWTTSA, BIANOBIIHO JO KpUTEpiiB mNpu3HaueHHs Ta mnpunuHeHHs O3T.
Po3ristHyTH MOKJIMBICTH 3alpOBaKEHHS JOroBopy kepoBaHoro aoctymy (AK/) 3
BU3HAUYEHUMH 1 PEJIEBAHTHUMH KITHIYHUMHU TOYKaMH, 10 BKAa3yIOTh Ha BIAMOBIAB 110
Teparii (response to therapy), mpoIOBKEHHS KUTTA, a00 MOKpAIIEHHS HOTO SIKOCT1. Y
pa3i  BIICYTHOCTI JOCTOBIPHMX JaHUX 100 ©€(PEKTUBHOCTI PEKOMEHIOBAHO
BUKITIOUNTHU JI3 3 HOMEHKIIaTypH.

HeBusnauenocti mono kiriHIYHOT eekTHBHOCTI 3acTocyBaHHs JI3 naponinaza
JUTSL TIKYBaHHA TalieHTiB 3 Mykomnoxicaxapuao3om | tuny (MIIC I tumy) 6a3yroTecs
Ha pe3yjibTaTaX CHUCTEMAaTUYHOTO OIVISIAYy IIOAO BIUIMBY JIAPOHINA3uW Ha SKICTh
JKUTTS TAIIEHTIB, a TAaKOX CEpPIEBY Ta JiereHeBY (DYHKIIT, SKi BU3HAYAIOTHCS SK HE
noBejeHi. JIocTOBIpHICTh J0Ka3iB mpu omiHIll edexktuBHOCTI JI3 3a 0l0XIMIYHUMH
napamMeTpaMu, TeCTOM 6-XBUIMHHOT XOAh0M Ta (PYHKITIOHABHOT 3JATHOCTI € HU3BKOIO
(Jameson et al., 2019).

2. 3um3utu 1iHy Ha 85,3% nusa mitedt 1 Ha 93,7% nid 10poOCIOro HACENICHHS,
BpPaxoOBYIOUH, 1[0 BapTICTh JiKyBaHHs onHiel nutunu JI3 japoHigaza cTaHOBUTH 4,5
MJIH TpH Ha piK; gopociioro marieHta - 10,5 muH TpH Ha pik. KoHcepBaTuBHO
MPUITYCKAaIOYH, IO JIAPOHi/a3a MOXKE€ CTBOPUTH | PIK JAOJAHOTO XUTTS (TMOBHICTIO
BIIHOBIIFOE 370pOB’s TAIliEHTa 3 HYJIbOBOI IO3HAYKH SIKOCTI YKUTTS), OIIIHOYHHM
iHKpeMeHTanbHuH Toka3HuK edekTuBHOCTI BuTpat (ICER) O6yne ctanoButH 4,5 MutH
rpH (piuHa BapTicTh JiKyBaHHS) / 1 piK HOJAHOTO YKHUTTSA, CKOPUTOBAHOTO 3a SKICTIO
(QALY) (mpumyuieHHs 1100 BIUIMBY Ha 310poB’s)) = 4,5 muH rpH / QALY nans
nuTsyoro HaceneHHs 1 10,5 MaH rpH ang gopocioro HaceneHHsi. KpaliHe moporose
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3HaueHHs 5 BBII Ha aymy nHacenenHs (HeeeKTUBHI BUTpaTh) 3a nanumu 2021 poky
ctaHoBUTh 131 944,00 rpu * 5 = 659 720,00 rpH. PekoMeHnauii 100 3HA4YHOTO
3HIKEHHS 11HU KOPEIIOITh 3 HEraTUBHUMHU PEKOMEHJIAIISIMUA OpTaHi3ailiil 3 OLlIHKH
MEIMYHUX TEXHOJIOT1{ 1HIIKUX KpaiH:

- Kanajaceke areHTcTBO JliKapchbKUX 3ac001B Ta MeauuHux TexHosorii (CADTH)
- JI3 ne pexomenoBano. lle cBiquuTh, 1110 1iHa Ha JI3 He BiAMOBIgA€E HOTO BapTOCTI;

- Koncopuiym 3 nikapcekux 3aco0iB [llotnanaii (SMC) - JI3 He peKoOMeH10BaHO.
3a3HavyeHo, 110 3asBa He MicTuia iHGopmarlli, sika 0 MIATBEPIKYyBala €KOHOMIUHY
JOLUIBHICTD TEpamii.

3. 3HU3UTHU BIUIUB Ha OIOJUKET: BApTICTh JIIKyBaHHS 18-TH Mali€HTIB CTAHOBUTD
105-117 mun rpH. Takuil BIJIMB HA OIOMKET XapaKTepu3yeThes K “Benukuii”. Llen
NnoKa3HUK € B 1,26 paziB BUIIMM, HIX cepeaHl Butpatu Ha 1| MHH (88 mun rpH), ane
MEHIINM, HIXK pEKOMEHJ0OBaHE OPOTOBe 3HAYCHHS B 176 MIIH I'pH.

4. TlpoBoaMTH MOHITOPMHI Ta 30ip peaJbHUX MAaHUX ULI0JI0 TOKA3HMKIB
edextuBHOCTI Ta Oe3neku JikyBanHa MIIC I tuny 13 3acrocyBanusm JI3 naponigasa 3
NOJIAJIBIINM iX aHATI30M 3 METOI0 MOBTOPHOI OLIIHKKA MEIMYHOT TEXHOJIOT1i Ha OCHOBI
OTPUMAHUX JIaHUX.

5. Tlepernsnytu VYHipIKOBaHMN KIIHIYHUM TPOTOKOJ TEPBUHHOI, BTOPUHHOI
(cmermianizoBaHoi) Ta TPETHMHHOI (BHCOKOCTEIIATI30BaHO1) MEIUYHOI JIOTIOMOTH
«Myxkomnomicaxapuos | Tumy», 3aTBepkeHnit Hakazom MO3 Ykpaiau Big 23 Jr0TOTr0
2015 p. Ne90, 3 meroro aktyamizaiii KpUTepiiB BKIIOUCHHS/BUKIIOUYCHHS TAIIEHTIB,
noka3HukiB epexruBHOCTI D3T.

5. Indopmanisi 1010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOT0 OPraHy:

Binnosimuo mo m. 21 Iopsnky BUCHOBOK YIMOBHOBaXXEHOTO OPraHy CTOCOBHO
BIJIMOBIAHOT MEAMYHOI TEXHOJOTIi BBa)XKA€ThCS YMHHUM JO MOMEHTY IPOBEICHHS
HOBO1 JICP>KaBHO1 OIIHKK MEAUIHOT TEXHOJIOT1I.
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