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No Ha Ne BIJI

BucHoBOK
YIIOBHOBAKEHOI'0 OPraHy 3 AePKABHOI OIHKH MeJUYHUX
TEXHOJIOTIH 32 CKOPOYEHOI0 MPOLEeAYPOI0: arajcuaasa aiabda

epowcasna oyinka MmeouuHUX mexHo102il 3a CKOPOUEeHO NPoyeodyporo 3a 36EPHEHHAM
MO3 Vkpainu nposedeHa ynosHOBANCEHUM OPSAHOM 3 0ePAHCABHOI OYIHKU MEOUUHUX
MexHo02il 8i0n08iOHO 00 sumoe I1opsoKy nposedents 0epicasHol OYIHKU MEOUYHUX
mexHoN02il, 3ameepodcenoco nocmanosoro Kabinemy Minicmpie Ykpainu 6i0
23.12.2020 Nel300 ma ckiadaemovcs 3 aHanizy NOPIGHANbHOI epexmugHocmi
(pe3ynrvmamueHocmi), be3nexku ma naugy Ha 010xcem NiKapcbKo2o 3acoby Ha OCHOBI
oanux 3 GIOKpumux odxcepen IHgopmayii. Bucnosox ynoenosasicenozo opeamy 3
0epa#caeHoi  OYiHKU MeOUYHUX MEXHONO02I 34 CKOPOYEHOI0 Npoyedyporo Mae
pekomenoayiunui xapakmep. llpedcmagneni 0ami y 8UCHOBKY € AKMYALIbHUMU CIAHOM
Ha 0amy tio2o ni02omoeKu.

1. Indopmaniss npo aatry NPOBeACHHS [AEP:KABHOI OUIHKH MeIUYHUX
TEXHOJIOTIH 32 CKOPOYEHOI MPOUEAYPOI 3asiBJIEHOIr0 JIKAPCHKOro 3acoly:
26.09.2022.

Hepoicasna oyinka meouunux mexnonoeiu (oani - OMT) 3a ckopoueno
npoyeoypoIo JNKAPCbKo20 3acoby azancuoaza aib@a 3a NOKA3AHHAM JIK)Y8AHHS.
nayienmis 3 xeopoboio Dabpi 6yna nposedena 3a 36epHenHsm MO3 Vkpainu na
suKoHaHusa nionyukmy 3 nynkmy 4 nocmanosu Kabinemy Minicmpie Yxpainu 6io
23.12.2020 Ne 1300, a makooxc nionynkmy 5 nyukmy 8 (mucm MO3 Vkpainu 6io
09.06.2022 Ne 25-01/12931/2-22 ma 6i0 20.06.2022 Ne25-01/13739/2-22) ma
nionynkmy 7 nynkmy 8 Ilopsaoky npoeedeHHs O0epiHCaBHOI OYIHKU MeOUHUHUX
MexHo02Il, 3ameepodiceno2o nocmanosow Kabinemy Minicmpie Yxpainu 6i0
23.12.2020 Ne 1300 (nucm MO3 Vxpainu 6io 26.07.2022 Ne 25-01/16746/2-22 ma 6i0
08.08.2022 Ne25-01/17921/2-22).
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2. Indopmanisi nmpo 3asiBJIeHUI JiKapcbKuUii 3acio:

1) HaiiMenyBaHHs (mpi3BUINe, iM’sl, MO 0aTbKOBi) 3asiBHMKA Ta Ha3Ba
BHPOOHHUKA JIKAPCHKOr0 3ac00Yy:

Cranom Ha 08.09.2022 B JlepKaBHOMY PEECTPIi TIKAPCHKUX 3aCO0IB: !

PEIUUIAT'AJI, xouueHTpaT s po3uuHy i iHQyY3id, 1 mr/min mo 3,5 wmi
KOHLEHTpaTy y QuakoHi; o 1 ¢paakoHy y KapTOHHIN KOpOOII.

Bupo6nuk — laiiep ®@apmackrorikan3 [paanais Jlimiten, [pmanmis.

3asBHuk — [aiiep @apmacerotikan3 Ipnanmais Jlimiten, [pnanmgis.

2) TOproBeJibHA Ha3Ba JIKAPCHKOI0 3ac00y:

PEITJIAT AJI

3) MIZKHApPO/JAHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMIYHE HAUMEHYBAHHS:

Arancunasa anbda/Agalsidase alfa

4) ckyax JiKapcbKoro 3aco0y (airo4i Ta 10MOMisKHI pe4OBHHM):

oitoua peuosuna: agalsidase alfa; 1 Mi KOHIIEHTpATy 11 PO3UYMHY JJis 1HQY31i
MicTuTh | Mr arancunasu anbda; 1 ¢makod 3i 3,5 MJI KOHIICHTPATY MICTUTH 3,5 MT
arajicuiasu anbda;

oonomigichi  peuosunu: HaTpito ¢ochar oaHO3AMIIICHUN, MOHOTIAPAT;
noricop6ar 20; HaTPiO XJIOPHUI; HATPIIO TIAPOKCHI; BOAA IS 1H €KITIH.

S) popma Bunycky:

KOHLEHTpaT Il po34uHy Ui 1HQY31d, 1 Mr/mia mo 3,5 Ml KOHUEHTpary y
(dnakoni; o 1 ¢akoHy y KapTOHHIN KOpOOII.

6) ciioci0 3acTocyBaHHS JIKAPCHLKOI0 3ac00y:

JlixyBanHs PerarajoM MOBHHHO MPOBOJUTHCH i HATJIAIOM JIiKaps, M0 Mae
JIOCBIJT TOBOKEHHS 13 MalfieHTaMu 13 xBopooor dabpi abo 3 1HIIMMHU BPOIKECHUMU
METa0OJIYHUMU 3aXBOPIOBAHHIMU.

Peraran 3actocoByroTh B 7031 0,2 MI/KI Macu Tija 4epe3 THXKIACHb HMUITXOM
BHYTpPIIIHbOBEHHOI  1H(QY311 TpuBamictio 40 XBWIMH, 3 BUKOPUCTAHHSIM
BHYTPIIIHBOBEHHOI CUCTEMH 3 TIOBHUM (PLTBTPOM.

Ilayienmu nimuvoeo 6ixy (= 65 pokis)

JlocmimkeHHs 32 y9acTIO TAIli€HTIB BIKOM MOHA 65 pOKiB HE TPOBOIUINCH, 1 HA
CHOTOJHI JJIA TaKUX TAIIIEHTIB PEXKUM J03yBaHHS HE MOXE OyTH PEKOMEHJIOBAaHHIA,
OCKUIbKHU Oe31eka Ta €peKTUBHICTh 10C1 HE BCTAHOBJICHI.

llopywenns ¢ynxyii neuinku

JlocnmipkeHHsT 3a Y4acTIO NAII€HTIB 13 NEYIHKOBUMM MOPYUIEHHSIMU HE
TIPOBOIMIIUCK.

Tllopywenns @pynxyii HUpok

J171st mani€exTiB 13 HUPKOBUMHU MOPYILIEHHSIMU HEMa€e HEOOX1AHOCTI y KOPUTYBaHHI
no3u. Tspxki nmopymenns Qyskiii Hupok (€GFR <60 mi/xB) MOXyTh 0OMEXyBaTH
HUPKOBY peakilito Ha pepMeHTHY 3amicHy Tepariro. [Iogo marieHTiB i3 gianizom abo
MicJsl TPaHCIUIAHTAllll HUPKHU JOCTyIHA JIMIe 0OMexXeHa 1HpopMallisi, KOpUTyBaHHS
71031 HE PEKOMEHTy€ThCA.

Jlimu.

[Ipenapar 3aCTOCOBYIOTH y HeAlaTPUYHINA TPAKTULI.

!http://www.drlz.com.ua/
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7) inpopMmanisi Npo HASIBHICTH AEePKABHOI peecTpailii JikapcbKoro 3aco0y B
Ykpaini:

PEITJIAT AJIL, peectpamiitne mocBimuerHss Ne UA/15890/01/01, tepmin aii 3
06.04.2017 mo 06.04.2023.

8) dapmakosioriuna faif  Jgdikapcbkoro 3aco0y Ta KoI 3a aHATOMO-
TepaneBTHYHO-XiMiuHOW  kjaacuikamiero:  Ilpenmapatn  gns  JIKyBaHHA
3aXBOPIOBAHb TPABHOT'O TPAKTY 1 nmopyueHb oOMiHy peuoBuH. @epmentu. Kog ATX
A16A BO03.

9) noka3aHHA 10 MeUYHOI'0 3aCTOCYBAHHS, 32 SIKUM IO/IaBaJiacs 3asiBa:

Jlep>kaBHY OIIIHKY MeAMYHMX TexHojorid (mam - OMT) mnpoBeneHo 3a
CKOpOYEHOI0 Mpoueayporo 3a 3BepHeHHsAIM MO3 VYkpainu, mo He mnepeadayano
no/iaHHs 3asBU. Y JucTi 3BepHeHHI MO3 BU3HAYEHUM MOKA3aHHAM JIJIs TOJAJIBIIOTO
npoBeneHHs AepxkaBHoi OMT 3a ckopo4YeHOI0 MPOIEAYPOIO € JTIKYBaHHS MAIlI€HTIB 3
xBOopoOoro dadpi.

10) noxka3aHHs 10 MeIUYHOI0 3aCTOCYBAHHSA BiJMOBIIHO 10 iHCTPYKUIl 1151
MEIMYHOr0 3aCTOCYyBaHHs, 3aTBepMxkeHoi MO3, 3a HasfiIBHOCTI Jep:kaBHOI
peecTpanii JikapcbKoro 3acody B YKpaiHi:

TpuBana eH3WMHa 3aMicHa Tepalrs MAaII€HTIB 13 MATBEPIKCHUM J11arHO30M
xBopoOu Dadpi (nediuT a-raaakTo3ugas3m).

11) ingopmanis Npo HAABHICTH IMOKA3aHb 10 MEIMYHOr0 3aCTOCYBAHHA
JIKaApCHhKOro 3aco0y /Jisi BUKOPUCTAHHSA il YaCc HAJJAHHA MeJIUYHOI JI0TIOMOIH
NP CTAHAX, 110 3a3HAYEHi y NPIOPUTETHNUX HANIPAMAX PO3BUTKY cepH 0XOPOHU
310pPOB’Si:

VY nucri 3Bepaerdi MO3 Bix 09.06.2022 Ne 25-01/12931/2-22 ta Bix 20.06.2022
No25-01/13739/2-22 3a3naueno, mo aepxxaBHy OMT 3a CKOpPOUEHOIO MPOLETYPOrO
HEOOX1THO TPOBECTH JJIA JIKAPChKOro 3acoly arancujasa aibpa 3a MOKa3aHHSIM
JIIKyBaHHS MAIEHTIB 3 XBOpoOoro dadpi.

XBopobOa Pabpi BXOAWUTH A0 TEPENiKy piakicHUX (opdaHHUX) 3aXBOPIOBAHbD,
3atBepkeHoro HakazoM MO3 Vkpainu Bix 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi toctuii Ykpainu 13 nmuctomanga 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBAK€HOr0 OPraHy HIOA0 Pe3yJbTATIB MOPIBHSJIbHOL
epexTUBHOCTI (Pe3yJbTATMBHOCTI), 0Oe3leKH, e(PEeKTHBHOCTI BHUTPAT Ha
JIKaApChKMH 3aCi0 Ta aHAJI3Y BIVIMBY HA NOKA3HUKH OI0KeTY:

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

XBopoba dabpi — 1e piakicHa X-34eruieHa Jii30COMHA XBOpoOa HaAKOMUYEHHS,
cnpuurHeHa MyTaiisiMu B TeHl GLA. ¥V OiunbmiocTi BUMaAKIB JIePEKT JTaHOTO IeHa
MIPU3BOJNUTH JI0 HEJIOCTATHROI KIJTIBKICTh pepMeHTy anb(da-ranakro3uaazu A (a-Gal A).
Januii pepmeHT HeoOX1AHUHN JJIsI IIOJEHHOT0 MeTab0J113MYy TJIIKOJIIMIAIB B OpraHi3mi,
B nepiry dyepry mio6otrpiaosuniepaminy (GL-3 a6o Gb3). Komu nHanexuHuit
meTtabonizm GL-3 Ta iHmUX moaI0HUX JiMiiB He BinOyBaeThes, GL-3 HakomU4uyeThCs
B OUIBIIOCTI KIITHHAX OpraHiaMy. Y pe3yJbTaTi MPOrpecyrode HAKOMHYCHHS
TIKOC(HIHT OB MPU3BOAUTE JIO MOIIKOPKCHHS KIIITHH, [0 BUKIHWKAE IMHAPOKHUMA

2 http://www.drlz.com.ua
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CIEKTP CUMIITOMIB BiJ] JITKMX JI0 BOXKKHX, BKJIIOUYAIOYH MMOTCHIIHO HeOe3MmeuH1 AJIs
JKUTTSl 3aXBOPIOBAHHS, TaKi K HUPKOBA HEIOCTAaTHICTh, CeplieBa HEIOCTATHICTh Ta
IHCYJIBT, YacTO y BIJTHOCHO pPaHHBOMY Bili. XBopoOa dabpi € mporpecyrouoro,
JECTPYKTUBHOIO Ta NOTEHIIMHO HEGE3MEUHOIO ISl KUTTSI XBOPOOOIO°.

Po3pi3Hst0Th 1B OCHOBHUX (DEHOTHUITN 3aXBOPIOBAHHSA: TUTI | — KITACHYHUH, 1 THII
2 — 3 mi3HIM noyatkoM. O0uABa PEHOTUNH MPU3BOJIATH JO HUPKOBOI HEIOCTATHOCTI
Ta/ab0 cepUEeBHUX 3aXBOPIOBAHb 1 PAHHBOI CMEPTI.

[TaiieHTH 40JI0BIYOI CTATI 3 KIIACUYHUM (DEHOTUIIOM HE MalOTh a00 MalOTh JyKe
HU3BKUN piBeHb akTUBHOCTI (epmenty a-Gal A (menme 3% Big HOpMH), WIO
IPU3BOIUTH 0 HakonuyeHHs: GL-3 1 cnopigHEeHUX TIIKOJIMIAIB Yy OUIBIIOCT] TKAHUH
OpratizMy OcoOOJMBO B Kamuisipax Ta APIOHUX KPOBOHOCHHUX CYAMHAX, B KIITHHAaX
cepiist Ta HUpOK. OCHOBHI CUMIITOMH MPOSIBISIIOTHCS B TUTUHCTB1 200 Y MiAJIITKOBOMY
Biri. JIo HUX BITHOCATHCS: akpomapecTesii (HecTepnHuil OIb y pyKax 1 HOTax, sSIKUi
BUHHUKAE MpH (HI3MYHOMY HaBaHTAXKEHHI, JIMXOMAHII, CTPECI TOIIO0); aHT10KePaTOMHU
(uepBOH1 200 CHMHI BUCHIIAHHA Ha IIKIpi); aHTiIpo3 abo Timoriapo3 (BiCyTHICTH abo
MOMITHE 3HWKEHHS TOTOBHJIUICHHS); IMUTYHKOBO-KHUINKOBI CHUMITOMH, BKIIFOUAIOYH
OUTIb y >KMBOTI Ta CMa3MH, a TAKOXX YACTE BUIIOPOKHEHHS; XapakTepHa IUcTpodis
POTIBKH (31pYacTuii MaJIOHOK POTIBKH, SIKHA BUIHO MiJ Yac O(TaIbMOJIOTTYHOTO
orisay). 3 BIKOM cucteMHe HakonuueHHs GL-3, ocobinBO B ceplll, TPU3BOIUTE 10
apuUTMiii, TinepTpodii J1BOro MITYHOUYKA, a MOTIM A0 TnepTpodivHOi KapaioMiONaTii;
npu HakonuueHHi GL-3 B HUpKax — 10 MNPOrpecyrodoi MPOTEiHypii, HUPKOBOI
HEJIOCTAaTHOCTI; Ta/abo 0 1epeOpOBACKYISPHUX 3aXBOPIOBaHb, BKIIOYAIOYU
TPaH3UTOPHI 1IIEMIYHI aTaKl Ta 1HCYJIbTH.

[TamieHTH 400OBIYOI cTaTi 3 ()EHOTUIOM 3 TMI3HIM MOYATKOM (paHille JaHHM
dbeHoTn Ha3MBaBCS KaplialbHUM a00 HUPKOBUM BapiaHTaMu) MaloTh TEBHY
3QJIMIITKOBY aKTUBHICTEH (hepMeHTy a-Gal A, mpoTe y HUX Takox Hakomu4yroThest GL-
3, aje MEHIIOK MIPOI0 Ta MOBUIBHIIIE, 1 HE BUSBIAIOTh PAHHIX CUMITOMIB, SIK MPHU
denotuni 1 (TobTo akpomapecrtesii, TIMOTIAPO3, AaHTIOKEPATOMH, AUCTPOdis POTIBKU
tomio). IlamieHTH MepeXuBarOTh HOPMAJIbHE JUTHHCTBO Ta IIJUTIITKOBHH BIK 1, SIK
OpaBWJIO, MAalOTh 3aXBOPIOBAaHHS HHUPOK Ta/abo cepusd Ha TPETHOMY-CHOMOMY
JECATHIITTAX KUTTA. BUTBIIICTh MAIi€HTIB 13 ()EHOTHUIIOM 3 Mi3HIM MOYaTKOM OyiH
BUSBIICHI 3a JJOMIOMOT0I0 (DEPMEHTHOIO CKPUHIHTY Y KJIIHIKaX MPH JIKYBaHHI CEpIEBO-
CYJIMHHUX 3aXBOPIOBaHb, T€MO/11aJ1i31 Ta TPAHCIUIAHTALll] HUPKHU.

KiiHiuHI NposiBU y TETEPO3UTrOTHHX KIHOK 13 KJIACUYHUM (EHOTHUIIOM
BIJIDI3HSIIOTBCSA Y€pe3 BUIIAJIKOBY I1HAKTUBALIID X-XpPOMOCOMH 1 KOJIMBAIOTHCA Bij
0€3CUMNTOMHUX JIO TaKUX K€ BaXKHUX, K Yy MAaIl€HTIB 4osoBidoi ctati. IlamienTu
KIHOYOI CTaTl 3 EHOTUIIOM 3 MMI3HIM IMOYATKOM MOXYTh OyTH O€3CUMITOMHUMU 200
MaTH HHPKOBI Ta CepleBl MNposSiBU 3axBoproBaHHA mi3HImE. [Ipubnuzno 90%
reTepO3UTrOTHUX >KIHOK 13 KJIACMYHUM (PEHOTHUIIOM MAlOTh XapakTEpHY IUCTPOPito
POTIBKH, TOJ1 SIK T€TEPO3UTOTHI KIHKH 3 EHOTUIIOM 3 TI3HIM TTOYATKOM 3a3BHYAN HE
MalOTh XapaKTepHUX O3HAK YPaKEHHS POTiBKM ab0 IHIIMX pPaHHIX MPOSABIB, IO
XapakTepHi Uil KiIacM4yHoro (Qenotumy. Yactota Ta TOKKICTH TPOSBIB Y
TETEPO3UTOTHUX KIHOK 3 (DEHOTUIIOM 3 Mi3HIM MOYATKOM TOYaId JOCHTIKYBaTHUChH

3 https://www.fabrydisease.org/index.php/about-fabry-disease/what-is-fabry-disease
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HEI[OJaBHO, 1 BOHM, SIK MPABWIO, MEHII YacTi Ta MEHII CEpHOo3HI, HIXK Ti, IO
CIIOCTEPIrarThCs y iXHIX POANYIB YOJIOBIYO1 CTATi 3 (PEHOTHIIOM 3 Mi3HIM ImoyaTkom®,

3a mixknHapoaHow kinacudikamiero BOO3 MKX-11 xBopo6a dadpi mae xox
5C56.01 (Fabry disease)’.

3a i"dpopMmamicro 0a3u  JAaHUX PIIKICHUX 3aXBOPIOBAHb aMEPHUKAHCHKOL
HEKOMepUiMHO1 opraHizamii ‘“HamioHanbHa oprasizauis 3 piIKICHUX 3aXBOPIOBaHb
(National Organization for Rare Disorders, NORD)® xBopo6a ®abpi € pimkicnum
MAHETHIYHUM 3aXBOPIOBAaHHSIM, TOOTO 3YCTPIYa€ThCS y BCIX PACOBUX 1 ETHIYHHUX
rpynax, Bpakaroud 4YOJIOBIKIB 1 )KIHOK. 3a OIlIHKaMH, KJIACHIHUN (EHOTHI XBOpOOH
dabpi Bpakae mpuOin3Ho oxHoro 3 40 000 gonoBikiB. MEHOTHUIT 3 MI3HIM MOYATKOM
3ycTpiuaeThes B 3-10 pasiB yacTile, HK KJIaCHUHUM (PEHOTHT, 1 B ICSIKUX TOMYJIALIAX
Moxe 3ycTpiuatucs nmpudauszHo B 1 3 1500 1o 4000 4os10BIKIB.

3a ganuMu  iHdopMaliiinoi omiaiH-margopmu Fabry Institute’ (ocranue
oHOBJICHHS Oepe3enb 2021), 3acHoBanoi kommnaHiero Takeda Pharmaceutical, xBopo6a
®abpi Bpakae npudauzno 1 13 40 000 vonosikiB 1 mpudmm3HO 1 13 20 000 xiHOK. 3a
pe3yabTaTaMi CKPUHIHTOBHX JOCIIPKEHb HOBOHAPOKCHUX 3aXBOPIOBAHICTH Ha
xBOpoOy Dabpi pi3zHa B pizHUX reorpadiunux perionax: Itamis — 1 3 4600 4o0BiKiB
(Spada M. et al., 2006), Icnianis — 1 3 7575 wonogikiB (Colon C. et al., 2017), ABctpis
— 1 3 3859 noBonapomxenux (Mechtler T. et al., 2012), HAnonizs — 1 3 7057
HoBoHapokeHux (Inoue T. et al., 2013), TaitBans — 1 3 1250 vonosikiB Ta 1 3 40 840
x1HoK (Hwu et al., 2009), CIIIA — 1 3 7800 gomnogikiB (Scott C. et al., 2013).

BignoBimHo 10 AaHMX BIAKPUTOTO JpKepena iHdopMalii Mpo PpiaKicHI
saxpoproBanns OrphaNet® cranom Ha Gepesenn 2022 poKy y BCbOMY CBiTi cepenHs
nomupeHicTh XBopoou dabpi npu HapOIKEHHI CTaHOBUTH npubnuzHo 1/15 000, ane
xBopoOa dabpi € HETOCTATHRLO AIArHOCTOBAHUM CTAaHOM, 1 4aCTOTa MOXE OyTH BUIIIOHO.

3a nanumu onnaH-pecypcey iHpopmariiii MedlinePlus HarionanbHOTo iHCTUTYTY
3nopos’s (The National Institutes of Health)’ (ocranne onoBnenns Tpasenb 2022
poky), xBopoba dabpi Bpaxkae mpuOmm3Ho Bim 1 3 1000 mo 1 3 9000 mroxeii.
3axBoproBaHHS 3 (PEHOTHUIIOM 3 TMI3HIM TMOYaTKOM € OUIBII TMONIUPEHUM, HIX
KJIACHYHHH (eHOTUIT XBopoou Dadpi.

BianoBigHo 10 maHmX, HajganuXx y poaaTtky o jmcta MO3 Big 09.06.2022 No25-
01/12931/2-22, ctanoMm Ha 2022 piK KiIIBKICTh HaIlI€EHTIB 13 XBopoOor dDadpi ckiaagae
16 oci6 BikoMm BiJ 15 10 59 pokiB, 3 HUX 5 — OTPUMYIOTh arajicujiazy ajabda.

Cnig Big3HauuTH, 10 po3nopsmkeHHsM KaOinery MinicTpiB Ykpainu Big 28
kBiTHS 2021 p. Ne 377-p Oyna cxBaneHa Konieniiisi po3BUTKYy CUCTEMHU HaJlaHHSA
MEIUYHOI JOMOMOTHM TAaIll€eHTaM, $KI CTpaxJaloTh Ha piakicHi (opdanHi)
3axBoproBanHs, Ha 2021-2026 poxu'® (mami - Kommenmis). Mera Konnenmii -
3MEHIIUTH CMEPTHICTh BiJ PiIKICHUX (Op(paHHUX) 3aXBOPIOBaHb, MIABUIIUTH SKICThH
JKUTTS TAIIIEHTIB, SIKI CTPaXXIal0Th Ha PiAKiCHI (opdaHHI) 3aXBOPIOBAHHS, MIJISIXOM

4 https://rarediseases.org/rare-diseases/fabry-disease/

5 https://icd.who.int/browse11/1-m/en#/http%3a%2{%2fid.who.int%2 ficd%2fentity%2 66996647

© https://rarediseases.org/rare-diseases/fabry-disease/

7 https://www.fabry-institute.com/burden-of-disease/epidemiology-of-fabry-disease

8 https://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN&data_id=94&Disease Disease Search_diseaseGroup=Fabry-
disease&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Fabry-
disease&title=Fabry%?20disease&search=Disease_Search Simple

? https://medlineplus.gov/genetics/condition/fabry-disease/

10 https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
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https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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3a0e3MeUeHHs CIIPABEAJIMBOIO Ta PIBHOTO JOCTYIY JO SIKICHOT MEIUYHOI JOMOMOTH
TaKUM Talll€EHTaM, 30KpemMa [0 SIKICHUX, €(EeKTHMBHUX Ta OE€3MEeYHUX JIKAPChKUX
3ac001B AJIg JiKyBaHHS PiKiCHUX (Op(haHHUX) 3aXBOPIOBAHb, 10 MEAMYHUX BUPOOIB
Ta MPOAYKTIB CHEIIaJbHOTO JIKYBaJbHOTO Xap4yBaHHS, a TAaKOX TMCHXOJOTIYHOTO
cynpoBoay. BimmopigHo mo Konmenmii VYkpaima B3sita Ha cebe 3000B’s3aHHS
3a0€3MeUnTH MAalllEHTaM, SIKI CTPaXKJAalTh Ha PIAKICHI (OpQaHH1) 3aXBOPIOBAHHS,
3aX0[M 3 NPO(PUIAKTUKMA TaKHUX 3aXBOPIOBAHb, OPraHi3allil0 HaJaHHA MEIUYHOI
JOTIOMOT'Y, Oe3nepepBHUIl Ta O€30IIaTHUN JOCTYI [0 HEOOXIJHUX JIKAPCHKUX
3ac00iB, MEIMYHUX BUPOOIB Ta BIAMOBIIHUX XapUOBUX MPOIYKTIB JIJIsl CHELIAIBHOTO
JIKyBaJILHOTO Xap4yyBaHHS.

2) nmaHi 1OA0 /JOCTOBIPHOCTI Ppe3yJbTATIB NOPIBHAJIBHOI KJIHIYHOL
epexTUBHOCTI Ta 0Oe3leKH 3afBJEHOr0 JiKapcbkoro 3aco0y. Omnmc
(mpeacTaB/ieHHs1) 3a3HAYEHNX Pe3YJIbTATIB

3 METOI0 aHaji3y JaHuX II0JI0 PEKOMEHMAI /10 3aCTOCYBaHHS arajcujasu
anbda s JIKyBaHHS TAII€HTIB 3 XBOpoOoto dabpi mpoBeaeHO MONIYK TPETUHHHUX
JoKepen iHGopMmarlii moJ0 JOKAa30BUX JAaHWX Yy Taly3eBUX CTaHIapTax y cdepi
OXOpPOHU 37I0pOB's1 YKpaiHW, Ha calTaXx MDKHApOAHUX MPOQiIBLHUX OpraHizaiiid, y
0a3ax ganux PubMed, The Cochrane Library database, Trip Database.

B pesynbTaTi npoBeAeHOro MOUIYKY 3HAWIEHO HACTYNHY 1H(OPMALID IIOI0
TPETUHHUX JIKEPEIT:

I'any3eBi crangapTu y cepi oxopoHu 310poB'si YKpaiHu:

B Peectpi MenuKO-TEXHOJOTTYHUX JOKYMEHTIB 31 CTaHAapTH3aIlili MeIUYHOL
JOTIOMOTH  BIZICYTHI Taiy3eBl CTaHAapTH y cdepl OXOpOHU 3JI0pOB A YKpaiHH
(cTapgapT MEAMYHOI TOTTOMOTH, KIITHIYHUN HpOTOKOJ])11 [IOJI0 BEJIECHHS MAIlI€HTIB 13
xBopo6oro dadpi.

Jlikapcekuii 3aci0 arancuiasza anbda HE BKIIOYCHHUH 10 YMHHOr0 14 BHIYCKY
lep:kaBHOro ¢opmyasipa JgikapcbKux 3aco0iB (Hakaz MO3  Vkpainu  Bif
13.06.2022 Ne 10111%).

MixHapoaHi KJIiHIYHI HACTAHOBM Ta HACTAHOBM HAYKOBHMX TOBapHUCTB
iHINMX KpaiH (ocKintbku 0ane 3ax80pHOBaAHHS € OPHAHHUM, NPU NOULYKY OaHUX 01U
8PAX0BAHI KOHCEHCYCHI peKoMeHOayii):

1. PexoMeHnaauii o/10 mo4aTky Ta NpunuHeHHs: GepMeHTHOI 3aMiCHOI
Tepaimii y NamieHTiB i3 XBopo0or Padpi: KOHCeHCYCHUIT TOKyMeHT €BponeiicbKoL
pobouoi rpynu Daopi, 2015 (Recommendations for initiation and cessation of
enzyme replacement therapy in patients with Fabry disease: the European Fabry
Working Group consensus document, 2015)"3.

Kpumepii ona nouamky pepmenmmnoi 3amicrnoi mepanii (0ani - @37T).

J1y1st 40NIOBIKIB 13 KJIacHYHUM (peHoTuroM JikyBaHHs D3T MokHA PO3TIAIATH Y
MaIli€HTIB BIKOM BiJl 16 POKiB, HaBITh SKIIO Y HUX HEMA€E CUMIITOMIB 200 KIIIHIYHUX
O3HaK ypaxkeHHs opraHiB (pekomenpaiis kinacy IIB). JliarHo3 y maHux mnarfi€eHTiB
IPYHTy€eTbCs Ha HasBHOCTI myTtamii reny GLA, BiacyTHOocTi abo myXe HU3BKOI

" https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
12 https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/
13 https://pubmed.ncbi.nlm.nih.gov/25885911/
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akTUBHOCTI (pepmentTy a-Gal A Ta HasSIBHOCTI MPHHANMHI OJHOTO 3 HACTYITHOTO:
aHTioKepaToMa, BUXPOBOI Keparorarii abo ayke BUCOKHI piBeHb lysoGb3.

Yom0BIKIB 1 )KIHOK 13 KJIACHYHUM (DEHOTHUIIOM, a TAKOXK YOJOBIKIB 13 ()EHOTUIIOM
3 MI3HIM MOYaTKOM XBopoOu Dabpi CIiiJl TIKyBaTH, SK TUTBKH 3’ SIBISTHCS paHHI O3HAKH
ypakeHHs opraHiB (HUPOK, cepist Ta/abo [[HC), mo BignosigaroTe xBopobi Pabdpi
(pexomenpartis kiacy I).

JlixyBannst @3T MokHaA pO3IJISIHYTH JJIs MALIEHTIB )KIHOYO1 CTaTl 3 (PEHOTUIIOM
3 MI3HIM NOYAaTKOM Ta PAHHIMHU KJIIHIYHUMHU O3HAaKaMH, IO BIANOBIIAIOTH XBOPOOI
®abpi (pexomennaiis knacy [IB).

Kpumepii npununenns @37

- HepoTpuMaHHs > 50% 1Hby31it (pekomenaanis kiuacy I);

- BIICYTHICTh ~ PETYJIIPHOTO  CIOCTEpPEeXKEHHS  (3TiAHO 3  MICIEBUMU
pPEeKOMEHAIlISIMH) i 9ac MOBTOPHMUX BI3UTIB (peKoMeHalis kiacy I);

- PO3BUTOK HEOE3MEUHUX IS JKUTTS peakiliii MmoB’s3aHux 3 1HPy3i€r, SKi He
M1IAI0THCS TPOQLTAKTHUIl, HATPHUKIIAA, aHadinakcis (pekomenaaiis kiacy I);

- pimieHHs naiienTa (pekomenaamis kiacy [);

- TepMIHAJIbHA CTalisi HUPKOBOT HEIOCTATHOCTI, €3 MOKIIMBOCTI TPaHCIUIAHTAITI]
HUPKH, Y TIOEHAHHI 3 PO3BUHEHOIO CEPIIEBOIO0 HEAOCTATHICTIO (PEKOMEHAAITIS KIacy
ITA);

- TepMiHaJIbHA cTanaist xBopoou @abpi abo 1HOII CyNyTHI 3aXBOPIOBAHHA 3
OYIKYBaHOIO TPUBAIICTIO )KUTTA < 1 poKy (pexomenaais kiacy 11B);

- TSDKKE 3HUKEHHS KOTHITUBHUX (PYHKUINA 3 OYyJIb-AKOi MPUYMHU (PEKOMEHAIis
kiacy 11B);

- BIICYTHICTh BIIOBII IPOTAroM 1 poky, Koiu eauHuM noka3zanusam s O3T e
HEBPOMATHYHUN O11h IPU OTPUMaHHI MAaKCUMAJIBHOI MIATPUMYIOUOi Teparnii.

JlaHi KpuTepii 3aCTOCOBYIOTHCS SIK JIO IMAIIEHTIB YOJIOBIYUO1, TaK 1 10 )KIHOYO1 CTaTi
3 KJIaCHYHUM (EHOTHUIOM 1 (DEHOTHUIIOM 13 Mi3HIM MOYATKOM, 32 BUHATKOM KPUTEPIIO
«BIACYTHICTHb BIJMOBIiMI, KOMM €IUHUM TIOKa3aHHsIM nis nposeneHHs D3T e
HEBPOTIATHYHUN OB, SIKUWA 3aCTOCOBYETHCS IO BCIX MAIIIE€HTIB, KPIM YOJIOBIKIB, 3
KJIACUIHUM (DEHOTUTIOM XBOpOoOH Dabdpi, OCKUTBKH YOJOBIKH 3 KIIACHYHUM (PEHOTHIIOM
1 HeMponmaTHYHUM 00JIEM BBAXKAIOTHCS TPYIIOI0 BUCOKOTO PU3UKY PO3BUTKY YPaKEHHS
OpTaHiB MPOTATOM KOPOTKOTO MEPIOAY Jacy.

Kpumepii siomosu 6io nouamxy @3T:

- 3aXBOPIOBAHHS cepIls 3 0OmHUPHUM (H1OPO30M, SIKIIO 3aXBOPIOBAHHS CEPIIA, 1110
noB’s13aHe 3 XBOpoOorw Dabpi, € €AUHUM MMOKA3aHHAM JI0 JIIKyBaHHS (PEKOMEHIAIIS
kiacy I);

- TEpMiHaJIbHA CTaJlisl HUPKOBOT HEJOCTATHOCTI, 0€3 MOKJIMBOCTI TPaHCTUIAHTAITI
HUPKH, Y TIOEJHAHHI 3 PO3BUHEHOIO CEPIIEBOI0 HEJOCTATHICTIO (PEKOMEHAIS KIIacy
ITA);

- TepMiHAJIbHA cTaniss xBopobu @abpi abo 1HII CyMyTHI 3aXBOPIOBAHHS 3
OYIKYBaHOIO TPUBAIICTIO )KUTTA < 1 poKky (pexomenaanis kiacy 11B);

- TSDKKE 3HIDKEHHS! KOTHITUBHUX (DyHKIIN 3 OyIb-sKOT MPUYMHU (pEKOMEHAAIIs
kiacy [1B).
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2. PexoMenpamnii 3 BeleHHsI Ta JIKYBaHHSl JOPOCJAMX MANI€HTIB 3
xBopoOoro Paodpi, 2018 (Fabry disease revisited: Management and treatment
recommendations for adult patients, 2018)'*.

Po3pobky nanux pexomenpaiiii Oyno posmoyato B ymmHi 2014 poxy B ATiaHTi,
Jxopmxkis, CIIIA Ha 3acimaHHi MIKHApOJIHOI TPYNU €KCHEpTiB 3 XxBopoou Dabdpi
PI3HUX creriani3aiiii. byio nmpoBeaeHo KijabKa MaHEILHUX TUCKYCIH I TOCATHEHHS
KOHCEHCYCY BCiMa eKCIiepTaMHu.

JiarnocTuka. TecryBaHHs akTUBHOCTI epmeHTy a-Gal A mae giarHocTUYHE
3HAYEHHS JJI1 40JI0BiKiB. OHAK MiATBEpAKEeHHs MyTallii B reHi GLA € BaXIuBUM 115
BCTAHOBJICHHSI (DEHOTHUITY XBOPOOH, BUKIIOUEHHS JOOPOSKICHUX MOMIMOP(}I3MIB, SIKI
OPU3BOJATh /10 3HWKEHHS PIBHS aKTUBHOCTI ¢epmeHTy o-Gal A, a Takox s
MIPOBE/ICHHSI MOJIEKYJISIPHO T€HETUYHOTO TECTYBaHHS YWICHIB CiM’1 3 TPYIU PU3UKY. Y
JKIHOK Ma€ OyTH MiATBEPXKCHO HasBHICTh MyTallii B reHi GLA, oCKiJIbKH aKTHBHICTh
depmenty a-Gal A wyacTo 3HaXoauThCA B Mexax HopMu. HeoOXimHO OIIHUTH
XapaKTEpHI KIIIHIYHI 03HAKH XBOpoOu Dadpi (HeBponmaTHUHUMA O11b, KapioMionaris,
HUPKOBA HEJIOCTATHICTb).

Ponp GL-3 y ma3mi kpoBi Ta/abo ceui abo miasumienoro piBHs lysoGL-3 ta itoro
aHAJIOTIB B IJIa3Mi KPOBI y MAII€HTIB YOJOBIYOI Ta KIHOYOI CTaTi 3 BaplaHTaMU TeHY
GLA mneBigomoro 3HaueHHs (GLA variants of unclear significance, VUS) Tta
HOPMAJIbHOIO (y MAllEHTIB K1IHOYO1 cTaTl) ad0 3HMKEHOI0 akTUBHICTIO a-Gal A Bce 1ie
noTpedye TOCIIIKEHHS.

Jloka3u HakonuueHHs Ji3ocoManbHoro GL-3 3a pesynbraTamu 6101cii HUPOK a0o
cepis, MOXYTh 3HAIOOWTHCS, KOJW IHTepmperamis TreHetwmuHoi MmyTtarii GLA €
CKJIQJIHOI0, OCOOJMBO KOJIM KJIIHIYHI O3HAKH Hecneuu(iuHi, KOJU PO3TIISAAI0ThCA
aNnbTEpPHATUBHI a00 JTOJATKOBI JiarHO3W, a00 y BHUIIaJIKaX, KOJM € HEBU3HAYEHICTH
11010 TOro, 4 ciixg mouynHatu O3T.

JlikyBannsi. KommiekcHe Ta cBo€wyacHE JIIKyBaHHS JOPOCIUX TAIlEHTIB 13
xBOpoOoro @Dabpi mae OyTH CHOpsSMOBaHE Ha TOMEPeKEHHS (MOMAIBIIOTO)
MIPOrPECYBaHHS HEOOOPOTHOTO TOIIKOHKEHHS TKAHWH Ta OPraHHOI HEIOCTaTHOCTI.
JlixyBannst moBuHHO BKIFOYaTH 3T 1 cuMNITOMAaTHYHY Tepartiio.

@®3T napasi goctynHa y BUTIsAL araicunasu anbda (0,2 Mr/Kr Macu Tija KOXKHI
JIBa TW>KHI) Ta araicujasu o6eta (1,0 Mr/kr Macu TiJia OJJMH pa3 Ha JiBa THXKHI).

Pexomenoauii 2pynu excnepmis uj000 nouamxy @3T y oopocaux nayicnmis i3
xeopooorw Daopi. 1louarok npoBenenHs 3T BuMarae miATBEPIKEHOTO J1arHO3Y
xBopoOu @abpi; JIKyBaHHS CIiJ CHOYAaTKy OOTrOBOPUTH 3 MAalllEHTOM/POJIUHOIO
nalieHTa.

Knacuunuii penomun xeopoou ®abpi

l. YomnoBikH, 3 CUMITOMHUM a00 O€3CMMITOMHHUM IEpediroM XBOpPOOH:
CII PO3TISHYTH MOXJIMBICTH 3acTtocyBaHHS D3T, ska € JIOIUIBHOI JUISI BCIiX
MAIIE€HTIB y OYIb-IKOMY BIIII.

2. XKinku, 3 cUMOTOMHUM TMepebiroM XBOpPOOHW: HeHpomaTHYHUM Oib,
001bOB1 KpU3HM, HEWPOMATis, acoliiioBaHa 3 XBOPOOOIO; MPOTEIHYpis/anpOyMiHypis,
HE nos's3ana 3 iHIMMH IpUYMHAME; 03HAKU MOPYIICHHS (QYHKI[IT HUPOK; IHCYJBT 200

' https://pubmed.ncbi.nlm.nih.gov/29530533/
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TpaH3UTOpPHA IIIeMiYHA aTaka; KapIl0JIOTi4HI CHMITOMH, HE TOB'S3aHI 3 IHIIMMH
NpuYMHAMU (3aUIIKA, TMOCUJICHE CEepLeOUTTS, CHUHKOIe, OUlb y TpYyAHIN KIIITIN);
penuanuByIoYa aiapes; XpoHiuHa, 1HBATIIU3Y04a TUCQPYHKITIS NITYHKOBO-KUIIIKOBOTO
TPaKTy (SIKIIO BUKJIIOYEH! ajJbTEPHATHBHI MPUYMHH); HETEPEHOCUMICTh (DI3UIHUX
HABAHTAXKEHb 1 MOPYIICHHS TOTOBHU/ILICHHS.

3. Kinka, 3 6€3cCHMIITOMHUM NIEpPe0IroM XBOPOOU: PO3IIISHYTH JOLIBHICTb
@®3T, sAKIO ICHYIOTh JabOpaTOpHI, TICTOJOrIYHI a00 IHCTPYMEHTAlbHI ypa)K€HHs
HUPOK, cepusd abo ITHC.

Jouinbhicts @3T Takoxk ciiJl po3risgaTH, SKIO OyB BHUSBJICHUN HETHIIOBHIA
XapakTep 1HaKTUBAIli X-XPOMOCOMH 3 MEPEBAKHOIO EKCIIPECIEI0 MYTAHTHOTO ajelis
GLA, 3 aye HU3bKOI aKTUBHICTIO a00 3 BIJACYTHbOIO akTUBHICcTIO a-Gal A, mpu
HassBHOCT1 O3HAK 1 CHMIITOMIB XBopoOu dadpi.

Denomun 3 nizHim nowamrkom xeopoou Paopi

[TamieaTH 4010BI1YOI TA YKIHOYOT CTATI:

° Cnig posrassnytd @3T, sKkmo iCHYIOTH JIaOOpaTOpHi, TICTOJOTIYHI YU
IHCTPYMEHTAJIbHI JIOKa3W ypaxxeHHsI HUPOK, cepist abo [[THC, HaBiTh 3a BiJCyTHOCTI
TUTIOBUX CUMIITOMIB XBopoOu Dabdpi.

° Jlnst  iHTeprpeTaliii MaTOTeHHOCTI OYIb-IKOTO BapiaHTa HEBIJOMOTO
3HAYEHHS HEOOXI1JHO 3BEPHYTHUCS [0 CIELIAICTa 3 TEHETUKHU Ta JIIKYBaHHS XBOpOOU
Dabpi.

° [TamienTaM 3 100pe 0XapakTepU30BAHUM JTIOOPOSKICHUM HOJIMOP(PI3MOM
reHa GLA He cnin 3actocoByBatu @3T.
° 3a BIJICYTHOCTI SIBHUX TIATOJOTIYHUX 3MIH TKaHUH a00 KIIHIYHUX

CUMIITOMIB, TMOB'I3aHUX 3 XBOopoOoro dDaopi, D3T moxke OyTHM HEIOULIBHOIO,
0COOJIMBO y TETEPO3UTOTHHUX TAIEHTIB KIHOYO1 ctaTi. JlaHl TaIi€eHTH TOBWHHI
nepeOyBaTH il HATJIAI0OM MIKAUCIUIUTIHAPHOT TPYIIH JIIKapiB.

3. KoHceHcycHi pexomeHpamii moao0 JiarHOCTMKH, BeJeHHS Ta
JikyBaHHs1 xBopoou Daopi y aireii, @panuis, 2019 (Consensus recommendations
for diagnosis, management and treatment of Fabry disease in paediatric patients,
2019)".

VY nmaniit myOmikarii mpeAcTaBIeHO MPOIO3HIIIT MO0 JIarHOCTUKH, JIIKYBaHHS Ta
CIIOCTEPEXKEHHS 3a NIThbMU 3 XBOopoOorw PDadpi, y3romxeHi dOpaHily3pkor0 poOboUO0I0
IPyIoI0, 10 CKJIAQY SKOi YBIMIUIN MEeI1aTpy Ta TeHETUKH, K1 MalOTh JOCB1J JTIKYBaHHSI
xBOpobu Paodpi.

VYV 2001 poui €Bporneiickke areHTCTBO 3 Jlikapchkux 3aco0iB (EMA) cxBanuio aBa
Jikapcbkux 3acoou st nposeneHHs O3T. Jlani mikapchki 3ac00M 3aCTOCOBYIOTHCS
IPOTATOM yChOT'O MKUTTS 1 BBOJSATHCS IIJISXOM BHYTPIIIHBOBEHHOI 1H(Y31i KOXKHI J1Ba
TXKHI. Arancuaas3a aibda cXBaJeHa /Ul JITeH Ta IMiJIITKIB BIKOM BiJl 7 POKIB y 1031
0,2 mr/kr. Arancuaasa 6era cxBajieHa JjIsl AiTel Ta MiJUTITKIB BIKOM BiJl 8 pOKIB y /1031
1,0 mr/kr.

[Toyatoxk ®3T y JOWTUHCTBI MOXE CIOBUIBHUTA a00 HaBITh 3yNUHUTH
IIPOTrPEeCyBaHHS YPaKCHHS OpPraHiB JI0 TOro, K BiIOYAYThCS HE3BOPOTHI 3MiHH. [[1s
XJIOMYUKIB 1 JIBYATOK 13 HEBPOMATUYHUM OOJIEM, MATOJIOTIYHOK allbOyMiHYpI€IO

15 https://pubmed.ncbi.nlm.nih.gov/3094 1742/
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(mpuHaiiMHI 3 MI/MMOJIb KPEATHHIHY), TSOKKUM YPaKEHHSM IITyHKOBO-KHUIITKOBOTO
TpPakTy 1 abIOMIHAIBHUM OOJIEM UM YPaKEHHSIM CEpIIs CII1J] PO3TIISHYTH 3aCTOCYBaHHS
OT3.

['pyna ekcniepTiB BBaXkae, 110 XJIOMYUKaM 3 0€3CUMITOMHUM MepediroM XBopoou
MOke OyTH KOpuCHHM panHii moyaTok @3T Ha OCHOBI TaKMX KpUTEPIiB: HASIBHICTH
myTaiii reny GLA, 1o BianoBijae 3a knacuuHuii penotun xsopoou dadpi; ciMeHuit
aHaMHe3 TSHKKOCT1 3aXBOPIOBAHHS Y YOJIOBIKIB; HEBU3HAUY€HA aKTUBHICTH (DEPMEHTY 0.
Gal A y nelikouurtax nepudepudHoi Kposi Ta piBeHb lysoGL-3 y mmasmi nonazn 20
HMOJIB/JI.

Ha nanuii MOoMeHT HeMae naHuX, ski O miaTBepmxyBanu iHimiamito O3T y
JIBYATOK 3 OE3CMMITOMHUM MepediroM XBOpoOHM, aje, Ha AYMKY €KCHepTiB,
JIBYAaTKaM, TIeTepO3UrOTHUM 3a XBopoOorwo @abpi 1 BiKOM Big 7 pOKIB, CIif
sanpononyBatu XCl-tecryBanns (X chromosome inactivation testing) Ta, y pasi
BUSBJICHHSI eKcripecii MmyTanTHoro anenst GLA, po3rmsHytu MmoxnuBicts O3T.

4. HauioHanbHMH NPOTOKOJ 00 AIATHOCTUKY TA JIKYBAHHS XBOPOOH
®aopi, HamionaibHe ynpaBiiHHS OXOpoHM 3aA0poB's Ppanumii, 2021 pik
(Protocole National de Diagnostic et de Soins, HAS: Maladie de Fabry, 2021)'°.

Crnemndivune mikyBaHHs xBopoobu Pabpi 6azyerses Ha O3T (arancumasa anbda
abo arancujasa 6eta) a0 Ha JIIKYBaHHI 32 JOOMOTO0 (papMalleBTUYHOTO HIANIEPOHY
(miranactat). O0’€1HaHHS JaHUX METO/IB JIKyBaHHS 3a00pOHEHE.

HoctynHi nBa cnenudiyHUX mpenapaTu: araicujasa aib(da i araicupasa Oera,
IO JTO3BOJISIIOTh MPOBOJUTH TPHUBAILY 3aMiCHY (DEpPMEHTHY TEparilo y Mall€HTIB 3
MITBEP/PKEHUM JliarHO30M XBopoou dabpi (medinut anbda-ramakrosuaazd A Ta
natoreHHuii Bapiant GLA).

llokaszanns:

° VY TeMi3UroTHHX YOJIOBIKIB 13 KJIACUYHUM (PeHOTUIIOM XBopoou PDabpi
®3T mpomnonyeThes 3 18 pokiB HAaBITH 3a BiJICYTHOCTI CUMITTOMIB.

° VY reMi3uroTHHUX YOJIOBIKIB 13 (PEHOTHIIOM 3 TI3HIM IMOYaTKOM XBOpOOHU
®abpi: moyaTok crienudigHOTO JTIKYBaHHS HE Oy/ie CHCTeMAaTHYHUM 110 35 pOKiB, aie
HOTO CJ1i71 00TOBOPHUTH 1 MPUHHATHU PIIICHHS 32 pe3yJIbTaTaMU MYJIbTUIUCITUTUTIHAPHOT
KOHCYJIbTAIIIIHOT 3yCTpiyl.

° ['erepo3uroTHuM >xiHkaM 13 kjacuyHuM (enotunom O3T moxe OyTu
PEKOMEHJ0BaHa 3aJIEKHO Bl KIIIHIYHUX Ta TapaKIiHIYHUX O3HAK, PIIICHHS MAll€EHTKU
Ta Tpo(duII0 1HAKTUBALT X-XPOMOCOMHU.

° VY rerepo3uroTHUX KIiHOK 13 (EHOTUIIOM 3 MI3HIM MOYATKOM XBOPOOH
dabpi cnenudivyre JNiKyBaHHS He Oynae cucteMatudyHuM 10 40 pokiB, aje Moro ciif
OOTOBOPUTH 1 TPUUHATH PINICHHSA 3a pe3yJbTaTaMH MYJIbTUAUCIUILTIHAPHOT
KOHCYJIBTAIIIIHOT 3yCTpiyi.

Cneyughiune n1iky8aHHsa y OUMAYOMY GiYi:

° PexomennyeThcst crienudiune JIKyBaHHS y XJOMYMKIB 13 KJIACHYHUM
¢denotunom xBopodbu Pabpi 3 7-8 pokis.
° 3apa3 BU3HAHO, IO XJIOMYUKH 3 KIIACHYHUM (DEHOTHUIIOM 3aXBOPIOBAHHS 3

0€3CMMIITOMHUM NEepediroM MOXKYTh OTPUMATH KOPUCTh BIJI PaHHBOIO IOYATKY

1 https://www.has-sante.fr/jcms/p_3301584/en/maladie-de-fabry
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cnenn(igyHOTOo JIKYBaHHS Y Billl BiJl 7 10 8 pOKIB y pa3i BUKOHAHHS TaKWUX KPUTEPIiB:
HasBHICTh MyTallii rena GLA, 1mo Bka3zye Ha KJacHuYHUM (PeHOTHI, CIMEHHUI aHaMHE3
BaXKHX ()OPM 3aXBOPIOBAHHS y XJIOITYHMKIB, HEBU3HAUYECHA aKTUBHICTH (pepmenty a-Gal
A B nnepudepuyHmX JeiikonuTax, piseub lysoGb3 mnaszmu Ounbie 20 HMOJIB/II.

° 3riHo 3 aMepUKaHCHKUMH pekoMeHnauismu (Hopkin RJ, Jefferies JL,
Laney DA, Lawson VH, Mauer M, Taylor MR, Wilcox WR,; Fabry Pediatric Expert
Panel. The management and treatment of children with Fabry disease.: A United States-
based perspective. Mol Genet Metab. 2016 Feb;117(2):104-13. doi:
10.1016/j.ymgme.2015.10.007. Epub 2015 Oct 23. PMID: 26546059)" nounnatu
JiKyBaHHs BapTo y Bini Bia 10 g0 13 pokis.

° JIsi HEeMOBHOMITHIX [1BYaT, IeTEPO3UTOTHUX 3a XBopoOorwo Pabpi 3
0e3cUMNTOMHUM TiepeOiroM, Hapasl HeMae KOHKPETHUX pekomenpaiii. Ilpore
PEKOMEHIOBAHO MPOBOIUTHU OIIHKY 3MIIICHHS 1HaKTUBAIll X-XpOMOCOMHU 3 8-pIYHOTO
BIKY, a 32 HAasIBHOCT1 HECHPUSTIMNBOIO 3MIIICHHS HAa KOPUCTh €KCIPECii MyTaHTHOTO
anenst GLA J0IiIbHO PO3TIISIHYTH MOKJIUBICTD CTICIM(IYHOTO JIIKYBaHHS.

° 3a BiACYTHOCTI 3MIIIEHHS 1HAKTHUBAIli X-XpOMOCOMHU Ha KOPHCTh
ekcripecii myrantHoro anenss GLA ®3T He po3noynHaTUMYTh, ajne KOXHI 3—5 poKiB
HEOOX1THO MPOBOJIUTH KIIIHIYHUA MOHITOPHHT.

° VY niTeit Ta mAMITKIB 13 (PEHOTUIIOM 3 MI3HIM MOYAaTKOM XBopoou Pabdpi
HeMae nokasaHb s noyatky O3T abo Teparii MiragsactaToM.
5. Pexomenaauii ciay:k0u oxopoHu 310poB’s Ipaanaii moao JikyBaHHA

xBopoou Paopi, 2022 (HSE Guidelines for the Treatment of Fabry Disease, Ireland,
2022)'8,

XBopoba @abpi MATBEPKYETHCS Yy JOPOCIUX TMAIIEHTIB Ta y TMAaIli€HTIB
JTUTSYOTO BIKY JIMIIIE Y BUMIAAKAX, KOJIU:

- € aediuuT GepMEeHTy O-TalakTo3uaa3u A;
- BUSBJICHO MaTOTeHHMM BapiaHT reny GLA.

BusnaueHHS T€HOTHWNY Yy TAIliEHTIB JKIHOYOI CTaTi Ma€ BaXJIMBE 3HAYCHHSI,
OCK1TbKHY PiBHI (DEPMEHTIB MOKYTh OYTH B MEXaX HOPMHU.

Bapiantu rena GLA HeBU3HAUYE€HOTO 3HAYEHHS Y MAIIEHTIB 13 YPAKEHHSIM OJTHOTO
OpraHy CTaHOBJSATH JIarHOCTUYHY TMpoOseMy. SIKImIo [AiarHo3 3ajuIIaeThes
HEBU3HAUYECHUM, MIATBEP/KYIOUl J0Ka3u xBopobou @Pabpi MokHA OTpUMATU B
pe3ynbTaTi JOAATKOBUX JAIarHOCTUYHHUX TMpOLEAyp: OIONcCis YpaXXeHOro opraHy
(HampukJag, HUPKA abo ceplis); O3HAKM KapalomionaTii, MOB’s3aHOT 3 XBOPOOOIO
®abpi Ha KapAiaJIbHIN MarHiTHO-pe3oHaHcHI ToMorpadii (kMPT); nakonuuenns Gb3
B ceul; piBeHb lyso-Gb3 y mna3mi kposi > 2,7 HM.

JlikyBaHHS:

1) @®3T ans gopocnux (> 16 pokiB) Ta aiteit (< 16 pokiB) 13 MiATBEPHKEHUM
niarHo3oM xBopoOu Pabdpi Ta sIKi BIAMOBIAAIOTE KpUTEPisAM Movatky JikyBaHHs D3T:
arancujasa anbda y 1031 0,2 MI/Kr BHyTPIIIHBOBEHHO Yepe3 THXKIEHb ab0 arancuaasa
oera 0,3-1,0 MI/Kr BHYTPIIIHBOBEHHO Y€pPe3 TUKICHb.

17 https://pubmed.ncbi.nlm.nih.gov/26546059/
Bhttps://www.hse.ie/eng/about/who/acute-hospitals-division/drugs-management-programme/protocols/hse-guidelines-for-the-treatment-of-fabry-
disease.pdf
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2) [TepopanibHa Tepamis ajs gopociaux (> 16 pokiB) Ta gitedd (>12 pokiB
Macow Tima >45 Kr) 13 MIATBEPPKEHUM Jl1larHO30M XxBopoOu @Pabpi Ta sKi
BIJIMOBIJIAIOTHh KPUTEPISIM MOYATKY JIIKYBaHHA JJIs Miranacrary: miranacrar 123 mr (1
KaricyJia) OJJuH pa3 MepopajibHO Yepe3 JICHb.

[TarieHT TOBMHEH IOTPUMYBATHCh MEIWYHUX TMPU3HAYEHb Ta MPOXOIAUTH
BIIIOBIJIHI OOCTEKEHHS, BU3HAUYEH] KIIHITYHOK KOMAaHJIOI0.

IanieHTH 10POCJIOrO BiKy

Kpumepii nouamky cneyugiunozo 1ikyeanua:

YosoBikaM 13 «KJIACUYHUM BapilaHTOM» (aKTHBHICTh ()EPMEHTY O-TaIaKTO3Uaa3U
A nedikouuTiB <5% 1 ki1acMYHUA (EHOTHN) TPU BCTAHOBJIEHHI [1arHO3y CHiA
PO3IIIAHYTH cnienu(iuHy Tepariio XxBopoou daodpi.

VY 40510BIKIB 13 ()EHOTUIIOM 3 ITI3HIM MOYaTKOM XBopoou dabpi Ta y AOpOCIHX
KIHOK crienudiuny Tepamito XxBopoou dadpi ciiiji po3MOYNHATH, KOJIM BUKOHYETHCS
OJIVH 13 HACTYITHUX KPHUTEPIiB:

- TOKa3u 3aX60pPIOBAHHS HUPOK, TIOB sS3aHOro 3 XBopoOoro dabpi (omHe 3):
XpOHIYHA XBOpoOa HUPOK 2 abo 3 cTamis, cTiiika mpoteinypis (y uosoBikiB >300 mr/24
roJIMHU 200 MIABUIIICHHS CITIBBITHOIICHHS aTh0yMiH/KpeaTuHiH ab0 OUTOK/KpEeaTHHiH;
y JKIHOK PIJIKO TMPOTPECcye TepMiHajdbHA CTadisi HUPKOBOI HEIOCTATHOCTI, SKIIO
NOPOTEiHYypisl € €IWHUM TMPOSIBOM, CIOYATKy CHiJ cnpoOyBaTH 3acTOCOBYBATH
IHT101ITOPY aHT1O0TEH3UHIIEPETBOPIOIOYOTO  (hepMEHTY/OJIOKATOpU  PELEnTOpPiB 10
anrioreH3uny Il miHiMym npoTsirom 12 micsis;

- IOKa3U 3aX68OpHOBAHHs cepysl, TIOB’si3aHOro 3 XxBopoborw Dabpi (omnHe 3):
TOBIIMHA CTIHKH JIIBOTO IUTyHOUYKa >13 MM y 4OJIOBIKIB 1 >12 MM y >KIHOK; 1HJEKC
MacH JIIBOTO IIUTYHOYKa BUIIIE HOPMH JJIsI BIKY Ta CTaT1; M3HE HAKOTTMYCHHS TaJI0IHIIO
Ha KMPT;

- 3aeanvHi cumnmomu XBopoou Pabpi: HEKOHTPOIHLOBAHUHN 011h 00 NMITYHKOBO-
KHIIIKOBI CUMITOMH, IO MPHU3BOAATH A0 HEOOXITHOCTI 3MIHHUTH CIIOCIO KUTTS abo
3HAYHO MOTIPIIYIOTh HOTO SKICTh.

[TarieHTH, y SKUX €IUHUM KPUTEPIEM MPUUHATHOCTI € CHMITOMH 31 CTOPOHH
IUTYHKOBO-KHUIIIKOBOTO TPaKTy, MOBMHHI CHOYAaTKy OYyTH OIVISIHYTI Ta OOCTEXEeHI
racCTPOEHTEPOJOTaMU Ta MAIOTh OTPUMATH BIAMOBITHE JiKyBaHHs. [lamieHTH, y IKUX
€IMHUM KPUTEPIEM MPUIHATHOCTI € O1J1b, MOBUHHI CIIOYATKYy OyTH OLIHEHI KOMAHJI0k0
CHELIaNICTIB 3 JIIKyBaHHS OOJI0 Ta OTPUMATH BIANOBIJHE JIKyBaHHS O0dt0. SKIIO
CUMITOMHM, TMOB’A3aHI 3 XBOpoOoro Dabpi, € €AMHUM MOKA3AHHAM IS PO3IIISAY
cnenudiuHoi Tepanii Padbpi, NpoOHY Tepariio MOXKHA TMPOBOJUTH MPOTIATOM POKY 3
MOTIEPEIHBO  BU3HAYEHUMH  pe3ysibTaTaMH, Y3TOKEHHMH MIOJ0 TOro, IO
CTAaHOBUTHME MO3UTUBHHUI €(DEKT JUIsl KOHTPOJIIO CUMIITOMIB (3MEHIIICHHS MTOTPEOH Y
3HeOOJICHH], 3MEHIICHHS Yacy BTpaTh pPOOOTO3MATHOCTI, 3HAYYIIE MOKPAIICHHS
MOKA3HUKIB OIIHKK 0O0JIFO Ta/ab0 SKOCTI KUTTS).

Kpumepii euxniouenns:

° HasBHICTB 1HIIOT HEOE3NEUHOI I KUTTSA XBOpoOu abo XBopoOu, mpu
akii @3T HaBpsA UM MOKPALIUTh IPOTHO3;
° naiieHTu 3 xBopoborw dadpi, siKi BBaXKAIOTHCA HAATO BAXKKUMH, 100

orpumatu  kopucth  Bim ~ ®3T  (Hampukiaa,  Hempaue3gaTHICTh — MICIs
IHCYJIbTY/EMEHIIIA);
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° TepMiHAJIbHA CTaJlisl HUPKOBOI HEOCTATHOCTI, 10 MOTpedye miamizy 3a
BIJICYTHOCTI 1HIIIMX [TOYaTKOBUX KPUTEPIiB;

° MmirajactaT HE pPEKOMEHIYETbCA MallleHTaM 13 TSKKOK HHUPKOBOKO
nenocraraictio (IHK® menme 30 mi/xs/1,73 m?);

° nepen moyatkoM Oyib-skoi crenudigHoi Tepamis xBopoou Dabpi ciixa
O0OTOBOPUTHU MUTAHHS 111010 BariTHOCTI.

Kpumepii npununenna cneyuiunozo 1iKy6anHa:

1) 3arasibH1 - HECTEPIIHI Ta HEMUHYYl MOOIYHI peakilii; CymyTHsS XBOpooOa,
IPU AKIM NalliEHT HE OTPUMAE 3HAYHOI KOPUCTI Bijl crier(iuHOTrO JIIKyBaHHS XBOpOOU
®abpi; Ha MpoxaHHs NalieHTa ado0 OMIKYHA; BIACYTHICTh NPUXUIBHOCTI A0 Tepamii;
SKIIO 37I0pOB’sl Ta OJlaromojiyddss MEIUYHOTO Ta/abo cepeaHbOro MNepCOHATY
3HAXOJATHCS i 3HAYHOIO 3arp030I0 BHACIIJIOK Jii a00 CIOco0y KUTTSA Malli€HTa; Yy
BUIMQJKy eMirpaiii mnaimieHTa 3a Mexi opucaukiii PecmyOmiku Ipmangis, koim
aAMIHICTpyBaHHS Ta (piHAHCYBaHHS JIIKYBaHHS CTa€ BiAmoBigaiabHICTIO CiyXoOm
OXOpPOHHU 3/I0POB’s B HOBIM KpaiHi MPOKUBAHHSI.

2) Crneuudivuai - 00’€KTUBHI O3HAKH MPOTPECYBaHHS 3aXBOPIOBAHHS 32
KJIIHIYHUMU KPUTEPISIMHU, 5K1 HE:

- BKa3ylOTh Ha BTOPUHHY IaTOJIOTIO;

-TOB’SI3aHl 3 TMPUPOJHUM BIKOBUM 3HWKEHHSM IE€BHHX JIA0OPATOPHUX
IMOKa3HHKIB;

- MO>KHA BUIIPABUTH 3MIHOIO JIIKAPCHKOTO 3aCO0y UM MEIMYHOTO 3aKJIay;

- B M€ax HOPMHU BIJIIOBITHOTO JIAOOPATOPHOTO MapaMeTpy;

- TIEPEBAXKAIOTH 32 KJIIIHIYHOIO 3HAYYIIIICTIO CTA01T13a1[1F0 YU MOKPAIIEHHS OJTHOTO
3 IHIIUX KPUTEPIiB.

Crneuudiunai Kputepii MPUIMHEHHS JIKYBaHHS MOXXYTh BKJIIOUATH: 3HUKEHHS
IK® Ginbin Hixk Ha 4 Mia/xe/1,73 M? 3a pik Ta/abo morpeda B 3aMiCHil HUPKOBIii
Teparii; MOTipIIEHHS! CUMIITOMIB CEpIIEBOi HEIOCTATHOCTI; 301JIbIIICHHS 1HIEKCY MacH
JIII >6 r/mM*> npoTSaroM TPHOX POKIB; MOPYLIEHHS PUTMY, IO MOTPeOy€e BBEIECHHS
TEPaneBTUYHOTO MPUCTPOIO; HOBI MPOSBHU KJITHIYHO 3HAYYIIOTO HEPBOBO-CYJAMHHOTO
3aXBOPIOBAHHS; TMOCWJICHHS 000 abo CUMOTOMIB 3 OOKY HUTYHKOBO-KHIIIKOBOTO
TpPaKTy IMOHAJ TMOYATKOBUH PiBEHb a00 BIJACYTHICTH MOKPAIICHHS, SKIINO II€ €IWHI
NPUYUHHM JUISl IOYATKY JIIKYBaHHS; BIACYTHICTh 3MeHIIeHHs piBHA lysoGb3 y mma3mi
ab0 Moro 301IbIICHHS.

IHaumieHTH AUTAYOrO BiKy

Kpumepii nouamky cneyugiunozo nikysanusa:

3a HasgBHOCTI 3aIOKYMEHTOBAHUX KJIIHIYHUX MPOSIBIB, OB’ SI3aHUX 13 XBOPOOOIO
®abpi, caiag po3rasHyTH crnenudiyHy Tepamio. Hapasi Hemae qoka3iB TOro, IO
JIKyBaHHS OE3CMMIITOMHUX JdiTe 3amo0irae mporpecyBaHHIO 3aXBOPIOBAHHS TPH
KJIacHYHOMY (DeHOTHTII Ta (EHOTHUI 3 Mi3HIM MoYaTKoM XBopoou daodpi.

Crig po3nounHaTu crienudivuHy Teparnito, KOJIU BUKOHY€EThCS OJMH 200 OUIbIIe 13
HACTYIHUX KPUTEPIiB:

- IOKA31 3aX680PI0BAHHS HUPOK, TIOB’ I3aHOTO 3 XBopoOoro Madpi (oaHe 3): CTiiika
MIKpOabOYMIHYpisl; 3HIKEHHA nependadyBanoi/BumipsiHoi LK O;

- IOKa3M 3aX680pPI0BAHHS cepysi, TIOB’13aHOTO 3 XBOpoOoro Dabpi (oaHeE 3): 1HACKC
Macu JiiBoro nuryHouka 3a 2D exo/kMPT Bumie Hopmu it Biky a0o 301IbII€HUI Ha
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2SD npotsirom niepioay Big 12 10 24 MicsIiiB; apuTMii, BKOPOUCHHS a00 MOI0OBKECHHS
inTepBanry PR npu ananizi EKI BiamoBigHO 10 BIKY;

- 3a2anbHi cumnmomu xBopoou dadpi:

1) 130JJbOBAaHUN HEBPONMATUYHHUI OLIb, aKpormapecresis, MiATBEpIKEeHa
JiKapeM 3 JII30COMAJIbHUX PO3JIaJIB HAKOIMYEHHS, € CHEeHU(IYHOI IJisi XBOpOOH
®dabpi Ta He pearye Ha aHaJTre3110, HEBPOMATUYHUM O171b YACTO € MEPIIUM CUMIITOMOM
®Dabpi y aiTelt 1, OTKe, BU3HAYAE MAIIEHTIB 3 OUTBII BaXXKUM 3aXBOPIOBAHHM, JTAHUM
CUMIITOM BUHUKA€E MPUOINU3HO Y 60% aiTel 13 KINaCUYHUM (PEHOTUIIOM;

2) IUTYHKOBO-KUIIKOBI CUMIITOMH, IO BIUIMBAIOTh HA SKICTh XKUTTA (CHiA
BUKJIFOYMTH TaKi MPUYUHU AUTIYMX IUTYHKOBO-KHINIKOBHX CHMIITOMIB, SIK XapdoBa
anepris, ueniakist abo iHQekuii nepex TuM, sIK po3rsiHyTH 3acTtocyBanHs O3T npu
HAsIBHOCTI IIUTYHKOBO-KUIIIKOBUX CUMIITOMAX y JITEH).

Kpumepii euxkniouennsa: HasBHICTD 1HIIIOI HEOE3MEUHOI AJIsI )KUTTSI XBOPOOH ab0
xBopoou, npu skii O3T HaBpsg YW TOKpalIMTh MPOTHO3; CHUTYyallli, KOJHU
MAIl€HT/OMIKYHU BBXKAIOTh, 1110 TATAP JIKYBAHHS MMEPEBAKYE KOPUCTD.

Kpumepii npununenna mepanii:

- BaXKi TOO1YHI peaKirii, mo 3arpoXKyl0Th KUTTIO, OB’ s13aH1 3 1H(Y31€10, SKiI HE
IA0THCS CTaHIapTaM JIIKyBaHHS, BKIFOYAI0UH JSCEHCHOLTI3aIifO;

- 1HIIIa XBOPOOa, SIKa 3arpoKye€ KUTTIO MAIIEHTA;

- HEIOCTaTHS MPUXWIBHICTD JI0 JIIKYBaHHS;

- TEpMiHaJIbHA CTa/lisl HUPKOBOI HEJIOCTATHOCTI BHACIAOK 1HITUX MPUYHH, SIKI HE
H1JAaI0ThCA JIKYBaHHIO, 0€3 MOKJIMBOCTI TPAaHCIUIAHTALlll HUPKH;

- CUTYyaIlli, KOJIW MaIlieHT/ONIKYHH BBa)KalOTh, IO TATAp JIIKYBAaHHS MEPEBAXKYE
KOPHCTb.

6. Pexomenmanii moa0 AiarHOCTHKM Ta JIKYBaHHS XBopoOu dadpi y
negiaTpUYHUX mNamieHTiB: O0KyMeHT Komitery 3 pigkKicCHMX 3aXBOpPIOBAaHb
Bpa3uiabcbkoro ToBapuctsa Hedpodiorii, 2022 (Recommendations for the diagnosis
and management of Fabry disease in pediatric patients: a document from the Rare
Diseases Committee of the Brazilian Society of Nephrology, 2022)".

Crnemndivune nmikyBaHHs xBopobu Pabpi B memiatpii BKiIrO4Yae nBa (pepMeHTHI
JiKapchKi 3acoOu arayicuasa anb(a i arancuaasa 6eTa, CXBajeH1 s marieHTiB 3 71 8
POKIB BIJIITOBIJIHO.

Pexomenoayii ona nayienmis oumsyo2o 8iky 3 CUMRIMOMHUM nepedicom Xeopoou
@Daopi. TlotpibHo poznounHatu DP3T HezanekHO Bij CTATl Ta HABITh 32 HASIBHOCTI
JICTKUX CUMITTOMIB.

Pexomenoayii ons nayienmie oumsauoeo 6iKy 3 0e3CUMNMOMHUM nepedicom
xeopobu Dabpi. Xnomuukam 13 KiIacuuyHuM ¢GeHotunom xBopobu @adpi D3T
nokaszana 3 7-8 pokiB. EkcriepTu IOCSTIM KOHCEHCYCY OO0 JaHOI peKOMEHJallii,
OJTHaK Jesiki aBTOpu pekoMmeHaytoTh nounHatu 3T y Biri crapiie 16 pokiB, TO1 K
IHII pO3MISAAI0Th MOXKJIUBICTh Todatky P33T y XxjomuukiB 13 0€3CHMMITOMHUM
nepedirom XBopoOu 13 maTtoreHHuM BapiaHToM reHy GLA, ciMeliHUM aHaMHE30M
Ba)KKOI'0 IEpeOIry 3aXBOPIOBAHHS Yy YOJIOBIKIB, HEBU3HAUYEHOIO aKTUBHICTIO (PEPMEHTY
a-Gal A 1 nnazmoBuM piBHeM lyso-GL3 > 20 umons/m.

1% https://pubmed.ncbi.nlm.nih.gov/35238862/
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Hemae panux, sxi 60 miarpumyBanu nodatok ®3T y miByaT 3 6€3CMMITOMHUM
nepebirom xBopoou dabpi, ogHaK, B 3aJ€KHOCTI BiJ HASBHOCTI BaXKHX MYyTalliil B
pOaMHI, Tporpecyrdoro 30uibmenHs piBHA lyso-GL3 y mma3mi kpoBi abo AKIIO €
3MIIIEHHS 1HAKTUBAIlll X-XpOMOCOMHU Ha KOPUCTH EKCIPECcli MyTaHTHOTO ajelis TeHY
GLA 3a pesynprarom XCI-TecTyBanHs (TexHiKa Hapasi HemoctynHa y bpaswmii),
noyatok ®3T moxke OyTH peKOMEHJOBaHUM.

Mosxnusicte ouatky ®3T y aiTeil, siki MarOTh MOB’A3aHy 3 XBopoOor PDabdpi
He(pomnarito, 1€ 10 NOSIBU MIKpOalbOyMIHYpli € TapHUM BaplaHTOM JJiA 3a1100IraHHs
O1JIb1I BUPAXKEHOMY MallOyTHbOMY MOPYIIEHHIO PYHKI1T HUPOK. /{7151 1bOTO HEOOX1/1HA
OCTaTOYHA JIIarHOCTHKA 3aXBOPIOBAHHS Ta HASABHICTh HACTYNMHUX (AKTOPIB:
nigBuieHHss piBHsS lyso-GL3 y mmasmi kpoBi, KiayOoukoBa TrinepQiibTparis,
BinkianeHHs GL3 y HupkoBiii TkaHuHI 400 03HAKU PAaHHBOT HUPKOBOT HEIOCTATHOCTI.

Pexomenoayii nayienmam 3 Hexnacuunum ¢henomunom (3 nizHiM NOYAMKOM).
[TamieaTn 3 HekmacudHuM (eHoTtunoMm XxBopobOu Dabpi (3 MI3HIM TOYATKOM),
BCTAHOBJICHUM IT1J1 YaC HEOHATAIILHOTO CKPUHIHTY 200 CIMEHHOTO CKpUHIHTY, TOBUHHI
nepeOyBaTH i HArJISIIOM 1 pO3MOYNHATH JIIKYBAHHS 32 HASIBHOCTI Oy /Ib-SIKUX MPOSIBIB
3aXBOPIOBAHHSI, HABITH JIEJIBE IOMITHHUX.

Pexomenoayii nayichmam 3 eapianmamu He8i0OMO020 3HA4eHHsA. Y BUMNAIKY
Mall€HTIB 13 BaplaHTaMU HEB1JJOMOT0 3HAYEHHS, BUSBIICHUMH I11]] 4aC HEOHATAJILHOTO
ab0 CIMEMHOr0 CKPUHIHTY, XapaKTepUCTUKA BapiaHTy Ta OOCTEKEHHS WICHIB POJIMHU
MOKYTh JOIIOMOTTH MepeN0aunTy MaTOTeHHICTh BapiaHTy Ta CHPHUITH MPU3HAUYCHHIO
OuIbII crienu(IYHOTO TECTY Ta MOYATKY JIIKYBaHHS.

7. ExcnepTHa AyMKa 11010 pO3Mi3HABAHHS, JiarHOCTHKHU Ta JIKyBaHHA
aited 1 gopocaux i3 xBopoOow @Padpi: MIKIMCHUILUIIHAPDHA NEpPCHeKTHBA
Typeuuunu, 2022 (Expert opinion on the recognition, diagnosis and management of
children and adults with Fabry disease: a multidisciplinary Turkey perspective,
2022)%.

B nanuit vac 3T 1 Teparist mamnepoHOM € ABOMA JTOCTYITHUMH TePAIIeBTHYHUMHA
METOJIaMH JIJIsl JIIKyBaHHA XBOpoOu Pabpi, Tomi SK iHII albTepHATHUBH, TaKi SK
cyOcTpaT-penykitiiina teparis, Teparis Ha ocHoBi MPHK 1 renna teparmis, 3HaX0aThCA
B po3poOiii. Tepamis marmepoHoM (Mirajacrar) cXBajJeHa HEMIOAaBHO, Hapas3l He
noctymnHa B TypeuduHi.

Jns mpoenennst 3T € aBa qocTymH1 JiKapchKi 3aco0u: arancuaasa ainbda (0,2
MTI/KT KOHI1 2 THXKHI) 1 arajicujiaza 6eta (1 Mr/Kr koxxHi 2 THXKHI).

Koncencycni pexomenoayii wjooo nikyeants xeopoou Daobpi.:

° 3araipHOIO TEPANEBTUYHOIO METOIO /ISl BEJICHHSI MAIi€HTIB 13 XBOPOOOIO
®abpi mae OyTu onTUMI3ALlis K ClEUU(IYHOrO, TaK 1 HeCIEU(PIYHOTO JOJATKOBOIO
JIKyBaHHS Juisl 3amoOiraHHs a0o MiHIMI3alii HacHiJKIB YPaKeHHS OpraHiB
(Hampukian, AUCPYHKIT HUPOK) 1 3amoOiraHHs KIHIYHUM MOisAM (HAIpHUKIaI,
1HCYJIBTY), @ TAKOK 3MEHIIICHHS CUMIITOMIB, TAKUX SIK SIK HEUPOTATUYHHI O1JTb.

° JlixyBanust xBopobu @abpi Mae 3IIHCHIOBATUCA JOCBITYCHOIO
MDKIUCLUIUTIHAPHOIO KOMAaHOK0, BPaXOBYIOUM IHAMBIAYAJIbHUA MIAXIJT 1 TOBUHHO
BKJIFOYATH paHH1i no4yatok ®3T, pyTHHHUI MOHITOPUHT BUSBIIEHHS O3HAK ypPaXKEHHS

2 https://pubmed.ncbi.nlm.nih.gov/35236382/
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OpraHiB y 0€3CUMIITOMHHX TAIlI€HTIB 13 ()EHOTHUIIOM 13 TI3HIM TTOYATKOM 1 BIAMOBIII HA
Tepariio y Halie€HTiB, K1 OTPUMYBaJIH JiKyBaHHA. [loBUHHA MPOBOIUTUCH PETYIsIpHA
OIIHKA TEPameBTUYHUX IIJIE Ta PO3TISAJATUCh BHKOPUCTAHHS JOJATKOBOTO
JIKYBaHHSI OPTaHOCTIENU(PIYHUX YCKIAHEHD.

° Kowmicis ekcrieptiB 3a3Havae, mo 3T ciig po3noynHaT SKHAWIIIBUIIIIC
IpU MOSBI PaHHIX KIIHIYHMX O3HAK, MOB’SA3aHUX 13 YpaKEHHSIM HHUPOK, CepUs 4
TOJIOBHOTO MO3KY, 00 JOCAITH HallKpamioi e()eKTUBHOCT] Ta YHUKHYTH HE3BOPOTHUX
MAaTOJIOTIYHUX 3MiH.

° [TamieHTaM 40J0BIYOi CTaTi 3 KJIACHUYHUM (peHoTUurom xpopodbu Pabdpi
@®3T cnig po3noOYMHATH HErailHO, KOJIM € KIIIHIYHI MPOsIBH, aie ii CIiJ po3IJisaaTu
nalieHTaM 40JIoBiuOi cTati cTapiue 10 pokiB HaBITh 32 BIACYTHOCTI KIIHIYHUX O3HaK
a00 CUMIITOMIB ypa)keHHs opraHiB. I1a1ieHTiB )KiHOUYOT cTaTi 3 KJIACHYHUM (hEHOTUIIOM
a00 ()eHOTHUIIOM 3 IMI3HIM ITOYATKOM CJIiJT JIIKYBaTH SKHAHIIBU/IIIE 3a Jortomoror O3T,
SKIIO Y HUX € CUMIITOMH, I1I0 BKa3ylOTh Ha YpaKeHHS OCHOBHUX OpraHiB (HUPKH,
cepiie 4d MO30K), ab0 J1abopaTopHi, TICTOJOTIYHI YU IHCTPYMEHTAIbHI JOKa3u
YPa)K€HHS OCHOBHUX OPTaHiB.

° He caig BimMoBisatucs Bing mikyBaHHA O3T mamieHTIB 13 TSKKOIO
HUPKOBOIO HEIOCTATHICTIO 200 MiCIIs TpaHCIUIAHTallll HUPKHU, TUX, XTO Tlepe0yBae Ha
Jianisi, ado TUX, XTO Ma€ KOTHITUBHI MOPYIIIECHHS.

° Cniz 3a3HaYUTH, 1O JIIKYBaHHS arajicuaa3oro ajibda 1 arajicuaasoro oeta
€ Oe3MeUHnM 1 100pe MEePEeHOCUTHCS TiJ Yac BariTHOCTI Ta roAyBaHHS TpyAjato, 0e3
no0iuyHuX e(eKTIB y MaTepiB 1 JITeH 3a pe3yJibTaTaMu cepli BUNaakiB. TUM He MeHII,
HEOOX1/TH1 MOJAIbII JTOCTIIKEHHSI Y BariTHUX MAIll€HTIB 13 XBOopobOorw dadpi, 106
Kpatie 3po3ymiTH nepesaru ta puszuku O3T.

JlomaTkoBO  YIIOBHOB@XEHUM opraHoM 3  jepxkaBHoi OMT  (mam -
YIOBHOBOXXEHUI opraH) OyJio 3HalJIeHO pexkoMeHaaunii /lemapraMeHTy OXOpOHH
3n0poB’st ABcrpadii 3a Ilporpamoro “Jliku, mo pATYOTH KUTTA® — XBOpoOa
®aopi, 2021 pik (Life Saving Drugs Program — Fabry disease — Guidelines 2021)2!.

i pexomenmaIii MiCTATH 3arajibHi, TOYAaTKOBI Ta MOTOYHI BUMOTH IIOJI0 JOCTYITY
710 JTIKyBaHHS XBOpoOu Pabdpi y pamkax mporpamu “JIiku, M0 PATYIOTH KUTTSA (ami
— [Iporpama).

Hapasi mikyBanHs xBopoOu Palpi 3a gepkaBHI KomTH B paMmkax IIporpamwm
MPOBOJAUTHCS TpbOMa MpernapatamMu — arajicujasa ainbda (0,2 Mr/Kr Ha JBa THXKHI),
arasicuyasza oeta (1 mMr/kr Ha aBa THXH1) Ta Mirajacrtat (150 Mr Ko>KeH JpyTuil 1eHb).

VYci nanieHTd, SKi NoYald NpUMaTH mpenapaT abo mepeiuiy Ha 1HIIMM
npenapar B pamkax I[IporpamMu, TOBWHHI TPOJOBXKYBATH TEpamil0o THM CaMUM
JKapChKUM 3aCO00M TPOTITOM MpUHANMHI 12 MICSAIIB, SKIIO HeMae 00’ €KTUBHUX
JIOKa31B KJITHIYHOTO MOTIPIICHHS a00 3HAYHUX MOOTYHUX PEaKITii.

[TamieHT MOBWMHEH BIJAIMOBIAATH HIJKYE IepepaxoBaHUM yMOBaM, 00 MaTu
JIOCTYTI 710 JIiKyBaHHs XxBopoOu Pabpi 3a nepkaBH1 KOTH y pamkax [Iporpamu.

3riHO 3 BUMOTaMU MAIIEHT TMOBHHEH: BIAMOBIJATH MOYATKOBUM 1 MOTOYHUM
KpUTEPIsIM TPUHHITHOCTI, IO 3a3HAYCHI y NAaHUX PEKOMEHJAIlisIX; OpaTh ydacTb B
OLIHII e()EeKTUBHOCTI Mpernapary IUIAXOM MEpiOJUYHOI OLIHKH 3T1IHO 3 JaHUMU

2Thttps://www.health.gov.au/resources/publications/Isdp-fabry-guidelines
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peKoMeHaIiIMu, ab0 MaTu NMPUUHATHY NMPUYUHY HE OpaTh ydacTh y NMEpIOaudHIN
OILIHII, HE CTpaXJaTH BiJ OYyAb-IKOrO0 1HIIOTO 3aXBOPIOBaHHS, BKIIOYAIOUH
yCKIaaHeHHs: a0o Hachigku xBopobu Dabpi, siKi MOXKYTh MOCTABUTU Tif 3arpo3y
e(eKTUBHICTh MEJIUKAMEHTO3HOTO JIIKYBaHHS.

Kpurepii BUKIIIOUEHHS: MALIEHTH 3 CYNMYTHIMHU 3aXBOPIOBAaHHSIMU, SIKI MOXKYTb
noripmuTy peakuiro Ha O3T abo wmiramacrar; HalleHTH 3 HASBHICTIO 1HIIOTO
HEeOE3MeUHOT0 I JKUTTS a00 TSKKOTO 3aXBOPIOBAHHS, HA JJOBTOCTPOKOBHI IIPOTHO3
AKoro HaBpsa M BIunHEe D3T; HasABHICTH 1HIIOTO 3aXBOPIOBAHHSA, BIJ SIKOTO MOKHA
OyJi0 6 OOTPYHTOBAHO OYIKYBaTH, IO 11€ MOXKE MOCTABUTH ITij 3arpo3y e(eKTUBHICTh
®3T abo miranacrary.

Jiarano3 xBopoou ®abpi NOBUHEH OyTH MIATBEPAKEHUN 1e(PIIUTOM aKTUBHOCTI
depmenty a-Gal A B cupoBariii KpoBl UM JIEHKOLUTAX a00 HASBHICTIO T€HETUYHHUX
MyTarlii, siKi, IK BiIOMO, IPU3BOAATH 10 AeIIIUTY aKTUBHOCTI (hepmeHTy a-Gal A.

[TamieHTH MOBUHHI BIMIOBIIATH IPUHAWMHI OJTHOMY 3 HACTYITHUX KPUTEPIiB, 11100
MaTH TMPaBO Ha JIIKYBaHHS arajcuaa3oro anbda, arajJcuaa3or 6era abo MiraaacTaTtoM:

1) 3axsoprosanms nupox, nos'sizane 3 x60poborw Padbpi

biomcis HUpKH peKOMEHIyEThCS BCIM MMAIliEHTaM, 00 HaxaTH iHpopMario s
MEJUYHOTO MPOTHO3Y, BUKIIOYUTH 1HIIN MPUYUHUA HedpomaTii, MPoJIeMOHCTPYBATH
O3HAaKU BOTHUIIEBOTO TJIOMEPYISIPHOTO CKiepo3y abo (pidpo3y, 10 HE BIJNOBiAAE
BIKOBUM  3MiHaM, SKIIO IHIII HOpUYMHU  Hedpomarii Oyaud  BUKIIOYEHI,
3aJIOKyMEHTYBAaTH 3Ha4yHI TICTOJIOT14HI 3M1HH, MOB's13aH1 3 XBOpoOoro Padpi.

[Tanientu 3 xBopo6oro Padpi YOJOBIYOI CTATI:

- piBeHb aibOyMiHy >20 MKI/XB, SIK BU3HAQUYE€HO JBOMAa OKPEMUMHU 3pa3KaMH,
HIoHaiiMeHIle yepe3 24 rogunu; Ta/abo

- mpoTeinypist >150 mr/24 rogunu; Ta/ado

- CHIBBIIHOIIEHHST albOYMIH/KpEaTHUHIH BUIIE BEPXHbOI MEXI HOPMH Y JBOX
OKpEeMHX 3pa3Kax, oHaiMeHIIe uepe3 24 ronunu; 1a/ado

- 3aXBOPIOBAHHS HUPOK BHACIIJIOK TPUBAJIOTO HAKOMMMYEHHS TIIKOCQIHT OB
y HUpPKaX.

[TamienTn 3 xBopo6oro Pabdpi KIHOUOI CTaTI:

- mpoteinypist >300 mr/24 ToauHY 3 KIIHIYHUMA 03HaKaMU TIPOTPECyBaHHS;

- 3aXBOPIOBAHHSA HUPOK BHACIIJOK TPUBAJIOr0 HAKOMMYEHHS TIIKOCQIHT OB
y HUpPKaX.

2) 3axeoprosanns cepys, nog'azame 3 xeopoboro Paobpi

PexoMeHIyeThCS TIATBEP/KEHHST 3a JOMOMOror Oiomcii miokapjaa, 100
BUKJIFOUMUTH 1HIL TPUYMHHU T1epTpodii.

INneptpodis niBoro uutyHouka, mniaTBepakena manumu MPT cepust a6o
eXOoKapJiorpaMu, 3a BIJCYTHOCTI apTepiaibHOi rimepreH3ii. SKimo apTepiaibHa
rinepTeH3ist HasiBHA, ii CI1J JIIKYBaTH ONTUMAJIBHO MPOTITOM MPUHANMHI 6 MICSIIIB 70
MOJIaHHS 3a51BKU 32 IIUM KPUTEPIEM.

3HauHa HeOe3MeuHa ISl )KUTTS apuTMis a00 MOPYILIEHHS POBIAHOCTI.

3) lTwemiuna xeopoba cyoun

[Toxazano mpu 00’ €KTUBHOMY J1arHOCTYBaHH1 0€3 BUSBICHHS 1HIINX MPUIHUH a00
(bakTopiB PU3UKY.

4) Hexonmponvoearnuii xponiunuii 6ine
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HexkoHTponboBaHMI XpOHIYHUN OUIb, SKWNW HE 3HHMKAE HE3BaXKalOUW Ha
BUKOPUCTAHHS MAaKCHUMAJIbHHUX /103 aHAJIBI'€THUKIB 1 MPOTUENUICNTUYHUX MpEerapaTiB
st epudepudnoi Heiiponatii. [lamieHTH, sSKi BiAMOBINAIOTH JAHOMY KPHUTEPIIO,
MOBUHHI HA/IaBaTH MOCTIHHI JOKa3U BiJICYTHOCTI e(hEeKTy MpH MPUHOMI aHAJIbIeTHKA,
HIOJIEHHUK OO0JTIO, MiJICYMKOBHH JIUCT BiJI JIKYIOUOTO JIiKapsl.

JlikyBaHHSI 3a nep)KaBHI KOITH B pamMkax [Iporpamu mMoske MpoIOBXKyBaTHCH,
SKIIO0 HE BUHHUKAE OJIHA 200 K1JIbKa 3 HACTYMHUX CUTYAIlill: HEIOTPUMAaHHS JIIKyBaHHS
HAJICKHAM YWHOM; HCHAJAHHS JaHWUX, KOIMK pe3ylbTaTiB TECTy Ta 3alOBHEHHS
esiekTpoHHO1 Tabnuii Excel nannmu namienTa 3 xsopoooro ®@adpi, 1o miATBEPAKYIOTh
e(eKTUBHICTh Tepanii; Teparis He MOJIETIIY€e MOYaTKOBI CUMIITOMHU 3aXBOPIOBaHHS; Y
Nalle€HTa CIOCTEPIraloThCs CEpHO3HI MOOIYHI peakiii, MoB’s13aHi 3 1H(DY31€10, IKUM He
MO>KHA 3aI100ITTH 3a IOMTOMOTO0 BIATIOBITHOT Teparrii Ta/abo KOpUTyBaHHS IIIBUIKOCTI
1H(]y31i; mamieHT Mae MOOIYHY peakIlito Ha MirajiacrTar, sika He MiJIaeThCs JIKYBaHHIO;
y TaIll€HTa PO3BUBAETHCA 1HIIIE HEOE3MEeUHe NIl KUTTS a00 TSKKE 3aXBOPIOBAHHS, HA
JIOBIOCTPOKOBUH MPOTHO3 SIKOTO HaBPs UM BIUIMHE JIIKyBaHHS B pamkax [Iporpamu;
y TaIli€eHTa PO3BUBAETHCA 1HIIUNM METUYHUHN CTaH, SIKH MOKE IMTOCTABUTH IIi]T 3aTPO3y
BIJIMOBIZIb JIIKyBaHHA B pamkax [Iporpamu; ymoBH, 0 mepepaxoBaHi y KPHUTEPIsSX
BUKJTFOUCHHSI.

VY nucti yrounenni MO3 Vkpainu Bix 20.06.2022 Ne25-01/13739/2-22 nns
npoBeneHHs aepxkaBHoi OMT JI3 arancupaza aneda 3amponoHOBaHI HACTYIIHI
KOMIapaTtopu: arajicujaza Oera Ta  HaWKpamia MiATPUMYKOYa  Tepartis.
YTOBHOBa)KEHUM OPTraHOM IMPOBEICHO 2 CTPATETii MONIYKY 3 METOIO OIIHKH KJTIHIYHOT
e(eKTUBHOCTI Ta Oe3meKku arajicuaasu ajib(a MOpIBHSHO 3 arajicujazor Oerta Ta
HAWKpaI[ow MATPUMYIOUOIO TEPAITIEI0 IJIs1 JTIKyBaHHS MaIll€HTIB 13 XBopoOoto Dadpi.

[Tormyk BTOpMHHHUX KEpesl JTOKa30BHUX JIAHWX IIMOJ0 MOPIBHSJIBHOI KJIIHIYHOI
e(eKTUBHOCTI Ta OC3MeKH arajicuaasu anbpa Ta arajcujasu Oera Ui JIIKyBaHHS
narfieHTiB 3 XxBopoboro ®abpi y 6azax mannx PubMed, The Cochrane Library database,
Trip Database.

KiiniyHe NMUTaHHSA: BUBUMTH KIIHIYHY €(EKTHBHICTh Ta OE3MEKy arajicuaasu
anbda 115 JiKyBaHHs XBopoOu Pabdpi y marieHTiB 0y1b-IKOTO BIKY.

JocaigxyBana nonmyasinis — rnauieHTy 3 XxBopoooro Padpi Oynb-sIKOro BIKY.

HocaimkyBanuii jJikapcbkuii 3acié — arancumaza anbda (0,2 MI/Kr KOXKHI 2
THXKHI).

Kommnaparop — arancunasa 6era (1,0 MIr/Kr Ko>xHi 2 THXHI).

OcHoBHi AOCJIIIZKYBaHI pe3yJbTaTH — 3MIHU KOHIIEHTpaIlii
rino6otpiaosmniepaminy (GL-3 a6o Gb3); ominka QyHKIT HUPOK, OLIHKA (PYHKII]
CEepIIeBO-CYIMHHOI CUCTEMH, OIIHKA 00JI0, SIKICTh *KUTTs, To0iuH1 peaxiii ([1P).

Poku myOGmikaiiit 3 2010 poxy no 2022 pik, HOLIyK JiTepatypu 0yB 0OMeKeHUi
aHTJIOMOBHUMH  CTaTTSIMM Ta TMOBHOTEKCTOBUMHU  myoOmikamisimu. Kpurepii
BKJIIOYEHHA: CHUCTEMAaTUYHI OTJsAau Ta/ab0 MeTa-aHali3u KOHTPOIHOBAHUX
JOCIIIKEHb, MPOCHEKTUBHUX Ta PETPOCHEKTHUBHUX OOCEpBALIHUX TOCIIJKEHb Yy
BIIBHOMY JOCTYIl 3 BHBUYEHHSM €(EKTHUBHOCTI Ta Oe3meku arancujazu anbda
MOPIBHSIHO 3 arajcuja3or0 Oera g JIIKyBaHHsS TAaIll€EHTIB 3 XBopoOoro Daldpi.
Kpurepii BUK/IIOYEHHSI: JOCHIKEHHS (DapMakoKiHETUKH Ta (apMaKOJUHAMIKH,
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JTOKJIIHIYHI JOCIKCHHS, KITTHIYH1 TOCTIKEHHS, JOCIIKSHHS “BUIIaJOK-KOHTPOJIb
JTOCITIDKEHHST 0e3 TOPIBHSHHSA Ta JOCIHIDKCHHS Cepiil BHUIIAJKIB, JOCHIIKCHHS,
omyOJIikOBaHI HE aHIIiHChKO0 MoBoro. Kiirouomi cioBa momyky: Fabry disease,
Anderson-Fabry disease, enzyme replacement therapy, ERT, agalsidase alfa,
agalsidase beta. 3actocoByBanmuck GinbTpu: Meta-analysis, Systematic Review,
Review, Free full text, Full text, English.

3a naHuMu Tphox 6a3 Oyno BusiBieHo 13 nurar. [licns BUKkiItoueHHs AyOmiKaTiB,
BUYUTKH 3aroJIOBKIB Ta a0CTPaKTIiB, NEPEBIPKU BIAMOBIIHOCTI Iy OMKaLIiA KITHIYHOMY
MUTaHHIO 0yJ10 BiiOpaHo 2 myOmikalii jis MoAaIbIIIOro aHai3Yy:

-El Dib R. et al., 2016%’, Enzyme replacement therapy for Anderson-Fabry
disease, Cochrane Database of Systematic Reviews, 2016; 2016, Issue 7. Art. No.:
CD006663. DOI: 10.1002/14651858.CD006663.pub4;

- El Dib R. et al., 2017?*, Enzyme replacement therapy for Anderson-Fabry
disease: A complementary overview of a Cochrane publication through a linear
regression and a pooled analysis of proportions from cohort studies, PLoS One. 2017
Mar 15;12(3):e0173358. doi: 10.1371/journal.pone.0173358.

[Tonryk BTOpMHHMX JKEpeNl JOKA30BHX JAaHUX MIOJ0 MOPIBHSUIBHOI KITHIYHOI
e(heKTUBHOCTI Ta OE3IMEeKH arajcuja3u ajibda Ta HaWKpamoi MmaATpuMyrdoi Teparii
JUTsl JTIKyBaHHS TAIl€HTIB 3 XBopoboto Pabpi y 6azax ganux PubMed, The Cochrane
Library database, Trip Database.

KiiHiyHe MUTaHHS: BUBYMTH KIIHIYHY €(EKTHUBHICTh Ta OE3MEKy arajcujasu
anbda s JiKyBaHHs XBopoOu Padpi y mari€eHTiB Oy1b-IKOTO BIKY.

HocaigxyBaHna nonyJjasiisi — MamieHTy 3 XBopoOoro Padpi Oyab-IKOTO BIKY.

HocaimkyBanuii Jikapcbkuii 3acié — arancugaza anbda (0,2 MI/Kr KOXKHI 2
THXKHI).

Komnaparop — Halikpaiiia niaTpuMyroda Tepanis.

OcHoBHi AOCJIIIZKYBaHI pe3yJabTaTH — 3MIHU KOHIIEHTpaIlii
rino6otrpiaosmniepaminy (GL-3 a6o Gb3); ominka QyHKIT HUPOK, OILIHKA (PYHKII]
CEPIIEBO-CYAMHHOT CUCTEMH, OIlIHKA 00JII0, IKICTh KUTTs, [1P.

Poku myO6mikaiiit 3 2010 poxy no 2022 pik, HOIIyK JiTepatypu 0yB 0OMeKeHUi
aHTJIOMOBHUMHU  CTaTTSIMM Ta TOBHOTEKCTOBUMHU  myoOmikamisimu. Kpurepii
BKJIIOYEHHSI: CHCTEMaTHYHI OIIsSau Ta/abo MeTa-aHalli3h  KOHTPOJIbOBAHUX
JOCIIIKEHb, TMPOCTEKTUBHUX Ta PETPOCHEKTUBHUX OOCEpBAIlIMHUX OCITIKEHb Yy
BUTLHOMY JIOCTYIlI 3 BUBUYCHHSM €()EKTUBHOCTI Ta Oe€3mekw arajicuiaasu aiabga
MOPIBHSHO 3 arajcujazoro Oera i JIIKYBaHHS TAIli€HTIB 3 XBOpoOoro Dabpi.
Kputepii BuUK/IHOYeHHSI: JOCTIDKCHHS (DapMakoKiHETUKH Ta (apMaKOIUHAMIKH,
JOKJIIHIYHI TOCIIJIKEHHS, KJIIHIYHI JTOCTIHKEHHS, TOCTIIKEHHS “‘BUNAI0K-KOHTPOJb”
JTOCIIDKEHHST 0€3 TOpPIBHSHHSA Ta JOCHIKEHHS Cepiil BUIAJKIB, JOCHIIKCHHS,
omyOJiKOBaH1 HE aHriiichkoro MoBoro. Kirouomi cioBa momyky: Fabry disease,
Anderson-Fabry disease, enzyme replacement therapy, ERT, agalsidase alfa, best
supportive care, best supportive therapy, placebo. 3acrocoByBanuch ¢iapTpu: Meta-
analysis, Systematic Review, Review, Free full text, Full text, English.

22 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD006663.pub4/full?highlight Abstract=alfa%7Cagalsidas%7Cagalsidase%7Cbeta
2 https://pubmed.ncbi.nlm.nih.gov/28296917/
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3a pe3yJIbTaToM MONIYKY JaHHUX Yy TphoX 0a3zax Oyso BusiBiieHo 4 uurtatu. [licns
BUKJIIOUCHHSI JTyOJIIKaTiB, BWYUTKH 3arojIOBKIB Ta aOCTPAKTIB, MEPEBIPKU MyOJTIKaIIii
Ha BIIMOBIHICTh BUBHAYCHOMY KJITHIYHOMY IMTUTAHHIO TSI TIOIAJIBIIOTO aHAITI3y OYJI0
B11I0paHO OJIMH CUCTEMATHYHHUI OTJIS/I;

- EIDibR. et al., 2016, Enzyme replacement therapy for Anderson-Fabry disease,
Cochrane Database of Systematic Reviews, 2016, 2016, Issue 7. Art. No.: CD006663.
DOI: 10.1002/14651858.CD006663.pub4.

Takum 49wHOM, JUIsI TOJANBIIOTO TPEACTABICHHS PE3YNbTATIB OO
NOPIBHSUIBHOI KJIIHIYHOI €(PEeKTUBHOCTI Ta Oe3MeKH arajicuaasu anbda, arajlcujaszu
OeTa Ta HalKpalloi NATPUMYIOUOI Teparii Biiopano 2 cucremaruuni oryisau: El Dib
R.etal., 2016 Ta El Dib R. et al., 2017.

Metoro cucrematuaroro orusgy El Dib R. et al, 2016*' 6yna owuinka
edexktuBHOCTI Ta Oe3nexkn P33T MOpiBHAHO 3 IHIIMMU BTPYYaHHSIMHU, Iutaiebo ado
BIJICYTHICTIO Teparii, yIs JJiKyBaHHs XBopoOu AHjaepcona-daodpi.

Jlata oCTaHHBOTO TONIYKY B peecTpi BumpoOyBaHb KokpaHiBCbKOi Tpynu 3
MYKOBICIIHJIO3Y Ta TCHETUYHUX PO3JIAiB 11010 BPOHKEHUX TIOMIJIOK METa00Ii3My: 8
murasg 2016 pik.

Kpumepiamu e6Knwouenna 10 NaHOTO CHCTEMAaTHYHOTO OMNISLAy Oynu
paHIOMI30BaHI Ta KBa3ipaHAOMI30BaHI KOHTPOJbOBAaHI KIIHIYHI JOCIIKEHHS, SIKI
nocaimkyBanm 3actocyBanus 3T, arancumasa anbga abo araicugasza 6eta, B Oy/ib-
AK1{ 1031 MPOTATOM IIIOHAWMEHIIIE OJTHOTO MICSIIISl IOPIBHSIHO OJIMH 3 OJHUM, 3 IHITUMU
BTpYUYaHHAMHM (HAIpUKIAJ, JII€Ta 3 OOMEXEHHSIM >KUPIB, JIKApChKi 3aco0u, (i3uuHI
BIIPABU TOINO), Y TNAII€HTIB 3 XBOpoOoro Pabpi Oynb-sKOro BIKY Ta OyIb-SKOIrO
CTYIICHS TSDKKOCTI 3axBOprOBaHHs. J[iarHO3 TMOBHMHEH OyTHM BCTAaHOBJICHHH 3a
JIOTIOMOT'OX0 BU3HAYEHHS aKTUBHOCT1 (PEPMEHTY a00 3a I0MOMOTOI0 aHAI3y MyTalliil.

Tlepsunni Kinyesi mouxku epekmusHocmi.

1) 3MIHM KOHIIeHTpalii rtioborpiaosmnnepaminy (Gb3) y mmasmi Ta
TKaHWHAX (TOOTO €HAOTETAIBHUX KIIITHHAX);

2) CMEPTH Bi OyAb-5IKOT TPUUYNHU;

3) Oub: akpomapecTesist (BUMIPIOETHCA IHTCHCHBHICTh Ta TPHUBAJIICTh

aKpormapecrtesii, K TMOBIIOMJISIE TaAIll€HT); Kpu3u xBopoou Dadpi (emizomu
HECTEpITHOTO 0O0JII0).
Bmopunui xinuesi mouku egpexmuenocmi.

1) (GyHKLIST HUPOK (HAmpHKiIaA, 3HUKEHHS CUPOBATKOBOI'O KPEaTUHIHY Ta
NPOTEIHYPil; KIIPEHC KPEaTUHIHY Ta IHYIIHY);
2) CUMIITOMHM Ta YCKIJIQJIHEHHS 3aXBOPIOBAHHS, Taki sIK IMOsiBa HUPKOBOI

HEJIOCTAaTHOCTI, IMIKIPHUX, EPeOPOBACKYISIPHUX 1 CEPIIEBUX YCKIIAJHEHh Ha OCHOBI
TaKMX CIOCTEPEKEHb: pPIBEHb KpPEAaTWHIHY B CHPOBATIIl KPOBi, MPOTEIHYPIs
(cmiBBiIHOIIEHHS Ol1Ka B cedi g0 KpeaTuHiny B ceui B mr/mi), EKD, mapamerpu
exokapaiorpadii (TOBIIMHA CTPYKTYp ceplis, 00’€M JIIBOTO IUIYHOYKA, MOKa3HUKU
CUCTOJIIYHOI Ta A1aCTONIYHOI (PYHKIIII, YACTOTa CEPIIEBUX CKOPOUEHB), HEBPOJIOTIUHE
oocrexenuss, MPT rosoBu, TonepaHTHICTh M0 (PI3UYHUX HABAHTAKECHHb Ta OIlHKA
CUMIITOMIB XBOpoOu Padpi;

2% https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD006663.pub4/full?highlight Abstract=alfa%7Cagalsidas%7Cagalsidase%7Cbeta
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3) TICTOJIOTIYHUN aHaI3 MIKPOCYJIWHHHUX KaMUBIPHUX EHI0TEeTalbHUX
BinknaaeHb Gb3 y 3pazkax Giomcii;

4) SKICTB KHUTTS,

5) [1P.

B pesynbrati Oyno BimiOpano 9 mociimKeHb: TMOPIBHIHHS arajicujiasu anbda 3
maanedo MpeacTaBICHO 3a pe3yjdbTaTaMM JIBOX JOCHIKEeHb (Jami - JOCIIIHKEHHS
Hughes et al., 2008 Ta Schiffmann et al., 2001); mopiBHsHHS arajcujaa3u Oera 3
manedo - 3a pe3yiabTaTaMu Tpbox AociikeHb (Banikazemi et al., 2007, Bierer et al.,
2006 ta Eng et al., 2001); nmopiBHAHHS araicupaa3a aibga 1 arajcujaaza Oera - 3a
pe3yabTatamu JIBoX jaociimkens (Sirrs et al., 2014 ta Vedder et al., 2007). Takox y
JTAHOMY CHCTEMAaTHYHOMY OTJISAMI TPEACTABICHO PE3YNbTATH JOCHTIKEHb, B SKUX
MOPiBHIOBAJIMCH €(EeKTUBHICTh Ta 0e3meKky pi3HuX a03 arancuaasu anbda (Clarke et
al., 2007, Hughes et al., 2013).

ABTOpamu OyJl0 TPOBEACHO OIIHKY PHU3UKY YIEPEeIKEHOCTI BKIIIOUEHHX
JTOCITIDKeHB 3a gornomororo iHcTpyMeHTy Cochrane. BeraHoBiIeHO, 1110 BKJIIOUYSHI 10
CUCTEMATUYHOTO OTJISAAY JOCHIIKEHHS (n = 9) MaroTh PUBHK YMEPETKEHOCTI Bij
HU3BKOTO JI0 HEBU3HAUEHOTO. ABTOpaMH Oyja TpOBE/IeHa OIliHKA SKOCTI JOKa3iB 3a
nigxogoM GRADE. BeranoBieHo, 110 SKICTh JOKa3iB € BiJ HU3BKOI 10 AY’KE€ HU3BKOT
(BUCOKHI pU3HK Yepe3 KOH(PIIIKT IHTEPECIB, HETOUHICTh, HEBIAMOBIIHICTb, BIICYTHICTh
CTAaTHUCTHYHOI TMOTY)KHOCTI Y BHITaJIKy KOJHU PE3yJIbTaT MPEACTABICHO 3a JaHUMU
OJTHOTO JOCIIIKEHHS ).

OCKUIbKM OCHOBHUM JOCIIJKYBaHUM KJIIHIYHUM MUTAaHHAM IPU TPOBEICHHI
nepxxkaBHoi OMT 3a ckopo4eHOI0 POLEYPOIO € BUBYUTH KIIIHIYHY €(DEeKTUBHICTD Ta
Oe3neky araicujiaza anbda A JIKyBaHHS XxBopoOou Dabpi y mamieHTiB OyAb-sSKOro
BIKY TOPIBHSHO 3 arajicujiazor0 6era ab0 HaWKpaIow MiATPUMYIOUOIO TEpalli€lo,
HUKYE TPEJCTABICHI pE3yJNbTaTH CHUCTEMATHYHOTO OTJIALY JUIss TOPIBHSHB:
arajicuyiaza aiabda vs miamnebdo, arajacuaasa anbda vs arajicuaasza oera.

Arasncuaasa aab@da vs mianedo

3araibHa KiIbKICTh MAIIEHTIB IIPH MOPIBHSAHHI arajcuaasu aidbda Ta miamnedo n
= 41: Hughes et al., 2008 (n = 15); Schiffmann et al., 2001 (n = 26). CiBBiTHOIICHHS
YYaCHHKIB y TPYIIax JIIKyBaHHS Ta mianedo 0yio pisHuM: pociimkenns Schiffmann et
al., 2001 — 14 marieHTiB OTpUMYyBaJii arajicuaasy aibda, 12 maiieHTiB OTpUMYBaJIH
miane6o; y gocuimkendi Hughes et al., 2008 — 7 Ta 8 narnienTtiB Oyiau paHaoMi30BaH1
BIJIMOBIJTHO JI0 TPYNH arajicujiazu anbda ta mianeco. Oouasa J0Ca1KEHHS BKIOYAIH
NaIl€eHTIB YOJIOBIUOI CTaTl; cepeHii Bik y nocuikenHi Hughes et al., 2008 — 37 pokis,
y nociimkerHs Schiffmann et al., 2001 BkiroueHo naiieHTiB BikoM Bij 16 10 56 pokiB.
OO6uaBa JOCHIKEHHS TPUBAJIM IICTh MICAIIB, aje B OJHOMY OYJIO J10JaTKOBO
npoBeneHo 24 wmicami Binkpuroro crnocrepexxerds (Hughes et al., 2008). B o6ox
JOCIIIKEHHSX BUKOPUCTOBYBAJIM OJHAKOBUU PEKMM JIO3YBAaHHS arajicuaasu aibda
(BHYTpIITHROBEHHO B /1031 0,2 MI/KT).

Pe3ynomamu 3a nepeuHHUMU KiHUeGUMU MOYKAMU

1. 3Iminu konyenmpauii Gb3 y niazmi ma mkanunax. 3a OIIHKOIO 3MIHU
koHreHtpamii Gb3 y mmasmi 3a pesynpraTtamu gociimpkenb Hughes et al.,, 2008 Tta
Schiffmann et al., 2001 (nani orpumani ans 39 yuyacuukis 3 41) He OyJIO CTATUCTUYHO
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3HAYYIIOi PI3HUII MIXK FPYIIaMu JIIKYBaHHs, cymapHa cepeus pizauis MD -2,07 (95%
CI Big -6,64 10 2,50). Pisens neomuopignocti Bucokuit (12 = 91%).

3a mammmu jgociimkeHHs Schiffmann et al.,, 2001 we Oyno cTaTHCTUYHO
3HAYYIIMX BIIMIHHOCTEW MK TpyHaMu JIKyBaHHS IIOJO MmiaKaTeropiit: pisenb Gb3 B
ocani ceul, MD -812,00 (95% CI Bin -1897,83 no 273,83) i y TkanuHax HUpoK, MD -
2,50 (95% CI Bin -9,47 no -4,47).

VY nocmimxenni Hughes et al., 2008 moBigoMIsaoch Ipo CTAaTUCTUYHO 3HAYYIIY
PI3HUILIIO MK Tpynamu 1moAo0 piBHiB Gb3 y MiokapAl pu NpOBEAEHH1 OLIHKY B IIEP10]
B1J1 TphOX 110 1mectu Micsiis, MD 0,07 (95% CI Bix -0,35 o 0,49).

2. Cmepmeyp. KogHe 3 BKIIOYEHUX JOCTIKEHb HE TTOBLAOMIISIIO PO JaHUMN
pe3ynbTar.
3. bino. Y naHux nociipKeHHAX He OyJo OIIHEHO IHTEHCHUBHICTh Ta

TPUBAJIICTh aKpOIapecTe3idl, He IMPeJCTaBICHO HASBHICTh a0 BIJICYTHICTh KpHU3
xBopoou Pabpi. YV gocmimkerHi Schiffmann et al., 2001 mnoBimomisioch Ipo
pesynbTatu kopomkoi oyinku maxckocmi 6ono (The Brief Pain Inventory severity,
BPI). byna craructuuHo 3Haudymia pi3HUIL Ha KOPUCTh TPYIMU arajicuaasu ambda
MOPIBHSHO 3 TUIaIe00 B YCIX JMOCHTIKYBAaHUX MIJKATETOPIsIX 3a MEePi0JIOM JIIKyBaHHS:
B1J1 ogHOTO 10 TphoX MicsiiB, MD -2,10 (95% CI Bixg -3,79 o -0,41), Bix TphOX 10
st micsiis, MD -1,90 (95% CI Bix -3,65 no -0,15), Big m’sTH 10 MIECTH MICSIIB
MD -2,00 (95% CI Bix -3,66 1o -0,34). Y nanomy 10CHIIKEHH1 TAKOX MOB1JOMIISIOCH
PO OYIHKY AKOCMI dHcummsl, noe ‘sa3arnoi 3 msickicmio 600 (The Brief Pain Inventory
pain-related quality of life). He Oynio ctaTucTu4HO 3Ha4y1101 Pi3HULI MK TpyHamMu B
JOCITKYBaHUX MIKATETOpisIX Y MEePioJl BiJy OAHOTO 10 TphoX MicsiiB, MD -0,90 (95%
Cl Bix -2,73 no 0,93) Ta Big Tprox 110 1’ sty MicsiiB, MD -1,80 (95 % CI Bix -3,77 no
0,17). Tlpote, y mepioa micas M'ATA 1 OO MIECTH MICAIIB CIOCTepirajacs 3HayHa
PI3HHIIS HA KOPUCTH arancunasu anbda, MD -2,10 (95% CI Bix -3,92 no -0,28).

Pe3ynomamu 3a 6mopuHHuMU KiHUeGUMU MOYKAMU

1 Bnaue mepanii na @ynkyiro nupok. Ilpo naHuii pesynbrar
MOBIIOMJISITIOCS. B 0JfHOMY JociipkeHHl — Schiffmann et al., 2001. J{ns omiaku [IIK®
BUKOPHCTOBYBAJIM KIIPEHC KpeaTWHIHY Ta KiipeHc iHymiHy. He Oyno cratuctudaHO
3HAUYYMIOi PI3HMIN MK TPYIMaMH HAMPUKIHIN JIIKyBaHHS B MiAKATErOpisxX KIIPEHCY
KpEaTUHIHY Ta KJIIpeHCy 1Hyainy Bianosiano, MD 10,30 (95% CI Bix -15,37 no 35,97)
1 MD - 0,50 (95% CI Bix 21,36 no 20,36), naHi oTpumMani 1js 24 y9acHUKIB 3 26.

3a panumu 21 nariedta 3 26 He OyJlO CTaTUCTHMYHO 3HAYYLIOI PIZHUII MIX
rpynaMu HampHKIHII JIKyBaHHS (4epe3 6 MICSIIB) 3a pe3yJbTaTaMH TiCTOJIOTTYHOIO
JOCIIIJIKEHHS! HUPOK Ta BU3HAYEHHS YUCENbHOT (PpaKIlii KITyOOUKiB 3a MiAKATErOPIsSIMHU:
KITyOOUYKH 3 Me3aHriadbHuM posimpenHsam, MD -14,70 (95% CI -36,72 no 7,32);
KIy0ouku 13 cermeHTapHuM ckiepozom MD 3,80 (95% CI Big -2,35 g0 9,95) i
“zactapini’” kiyo6ouku (obsolescent glomeruli), MD 6,50 (95% CI Bix -8,93 no 21,93).

Cumnmomu ma yYCKI1aAOHEHHA 3aAX80PI0GAHHA (HUPKO8A HeOOCHMAMmHICHmYb,
WKIpHI, uepeoposacKynapui ma cepueei yckinaonenus). XoJIHE 3 BKIIOYCHUX
JOCJIIIKEHb HE TTOBIJIOMJISLIIO PO JaHUN pe3yJbTar.

2. Ilapamempu exokapoiozpagpii. 3a nanumu nocmimxeHas Hughes et al.,
2008 He OyJI0 CTaTUCTUYHO 3HAYYIIOL PI3HUII MIXK FPYIaMu ISl CepeaHbO1 TOBIIUHU
ctinku JIOI, MD -0,79 (95% CI Big -3,62 no 2,04); BHytpimHii miamerp JILI
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(miacromiunmii), MD -3,70 (95% CI Bin -11,73 no 4,33); BHYTpilIHIN JiaMeTp JIBOTO
nutyHouka (cucromiunuii), MD -2,70 (95% CI Big -9,91 no 4,51); ¢paxuis BUKUITY
JILI, MD 1,88 (95% CI -4,68 no 8,44); nani orpumani juis 14 ygacHukiB 3 15.

3. T'icmonoziunuit ananiz mMikpoCcyOuUHHUX KAniiAPHUX eHOOMENIAnbHUX
sioknaoenv Gb3 y 3paszkax oioncii. JKomHe 3 BKIIOYCHUX JOCTIIKEHb HE
MOB1AOMJISLIIO TIPO TaHUM pe3yJIbTarT.

4. IIP. XonHe 3 BKIIOYEHUX JOCIHIKEHb HE MOBLAOMIISIIO MPO JaHUU
pe3yJbTar.
5. Axicmo scummsa. JKoiHe 3 BKIIFOUEHUX JOCIIKEHb HE MTOB1AOMIISIIO PO

JAHUM pe3yJibTar.

Arasncuaaza aabgda vs arajcuaasa oera

JIns maHOTO MOPIBHSAHHS BKJIFOYEHO JIBA JOCIIKCHHS 13 3arajbHOI0 KUIBKICTIO
pangomizoBanux marieHTiB n = 103 (Vedder et al., 2007 ta Sirrs et al., 2014).
Hocmimkenns Vedder et al., 2007, 6yso paHI0MI30BaHUM KJITHIYHUM JOCIIIKEHHIM
3a y4yacTio 36 ydacHukiB (18 4onoBikiB 1 18 xiHOK) BikoM Bif 19 mo 76 pokiB, siki
MIPOXOIUITH JIIKYBaHHS MPOTATOM IoHaMenIie 12 micamiB. Y gocmimpkerdi Vedder et
al., 2007 mopiBHIOBaiachk g03a arajicuaasu anbda 0,2 mMr/kr Ta araicumasu 6era 0,2
MT/KT KOKHI1 JIBa THDKHI, 1110 HE B/IMOB1/1a€ BU3HAYEHOMY Y BUCHOBKY YTIOBHOBQKEHOTO
oprany PICO.

Hocmimxenns Sirrs et al., 2014 6yno 3araqbHOHAIIIOHATBHUM JTOCIT1IKEHHSIM YCIX
0ci0, SIK 40JI0BI4O1 TaK 1 kiHOUOi cTaTi, y Kanasui 3 xBopoboro ®adpi y Bitl Bijx S 10 85
pPOKIB. Y 1bOMY JOCIHIDKEHHI posrisganucs aBi koroptu ocid (la ta 1b), ski
orpumyBaau ®3T. OCKUIBKHM yYacCHUKH KOTOPTH la He OyJau paHJaoMi30BaHi, JI0
CUCTEMATUYHOTO OTJISITY TJIaHYBaJIOCh BKJIIFOYUTH JIaHi 67 y4acHHUKIB Koroptu 1b, siki
Oynu pannomizoBadi 1:1 Ha rpynu arancunasu 6era (1,0 MI/Kr KoKHI J1Ba TUXKH1) 200
arancugazu anbda (0,2 Mr/kr koxkHi jBa TikHi). KiHieBa KiIiHIYHA TOdYKa Yy
nocnimxenHi Sirrs et al., 2014 Oyia KOMIIO3UTHOIO (BKJIIOYAE OIIHKY (DYHKIIT HUPOK,
ceplls, HeBPOJIOTIYHUX MOpYIIeHh abo cmepTh). Tak sfK maHa KIIiHIYHA TOYKA HE
BIJIMOBIJIa€ BU3HAYCHUM Yy CHUCTEMAaTHYHOMY OIS TIEPBUHHUM Ta BTOPUHHUM
KIHIICBUM TOYKaM, pe3yJbTaTH IaHOTO JOCTIIKCHHS y CHCTEMAaTUYHOMY OTJISl He
IIpEeCTaBIICHI.

BpaxoByroun BuIle3a3HAYCHE, YIOBHOBAXCHUN OpraH y BHCHOBKY HE
MIPEJICTABIIIE PE3YNbTATH TOPIBHAHHS arajicuaasd aidbda Ta arajcuaasu Oerta 3
cucteMaruuHoro orisiny El Dib R. et al., 2016.

[lin wac mpoBeneHHs aepxkaBHoi OMT 3a CKOpOYEHOIO MPOIETYPOIO
YIOBHOBOXKEHUM OPTaHOM OYJIO MPOBEICHO OIIHKY METO0JIOTTYHOT AKOCTI My OiKarii
El Dib R. et al., 2016, 3a amantoBanum nuctoM oiiHku SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)®. ¥V cucTeMaTH4HOMY OIS
BHUBYAETHCA YITKO BU3HAYCHE KIIIHIYHE MUTAHHS, KPUTEPli BKIIOUCHHS/BUKIIOUCHHS
npejcTaBiieHi y myosikartii. [Tomryk mociikeHb mpoBeeHO OUTbIe HIXK Y IBOX 0a3ax
(CENTRAL, MEDLINE, PubMed, KokpaniBcbkuit peectp BUpoOyBaHb KiCTO3HOTO
¢$16po3y Ta renernunux posnaais, EMBASE, LILACS), moBHIX 0OMexkeHb HE OyJ0.
Biabip nocnimkens, skl BIANOBIIANNA KPUTEPIsIM BKJIKOYEHHS JI0 OTJISITY, MPOBOJIUIIO

2 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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JIBa aBTOPH, $KI HE3aJeKHO OMNpAIIOBAIM pe3yJbTaTh TNOIIYyKy. BuKiIIodeHi
JOCIIJKEHHSI ~ TIepepaxoBaHl,  MPEJICTAaBICHO  XapaKTEPUCTUKU  BKIFOYCHUX
OCIIKEHb. MeTo0JIOTTYHA SIKICTh BKIIFOUEHNUX JOCIIKEHD OIIHEHA 3a JTOIIOMOTOI0
IHCTPYMEHTY OIIIHKH PU3MKY ynepemxeHocTi Cochrane Ta moBijoMIIeHa HAJICKHUM
yiuHOM. B pasi 00’e€qHaHOTO pe3yibpTaTy MPOBOAMIIACH OIIHKA T€TEPOTCHHOCTI 3a
po3paxynkoM 2. V cucTeMaTHYHOMY OIJIsii HE IPOBEIEHO OILIHKY YIEPEIKEHOCTI
3BITHOCTI, TakK SIK JJIs JAaHOTO aHali3y BKJIIOYEHO HEJAOCTATHIO KUIBKICTh JIOCHIIKEHb
(menmie 10). ¥V ny6mnikanii HagaHo 1HGOPMAIIIO MO0 JKEepell MATPUMKH.

Takum unnoM, myomikanis E1 Dib R. et al., 2016 BinnoBijiae 611b110CTI KpUTEPIAM
ouiHku SIGN, BCTaHOBJIEHO BUCOKY METOJOJIOT1UHY SIKICTb.

OTxe, pe3yiabTaTH IIOJAO0 MOPIBHAIBHOI KIIHIYHOT €()EeKTUBHOCTI arajicuiasu
anbda Ta mianedo Oynu MpeACTaBleHl y CHCTEeMaTUYHOMY OTJISAJI 3a JaHUMHU JBOX
pPaHIOMI30BaHUX IIIane00 KOHTpoiboBaHUX gociaikeHb (Hughes et al., 2008 Ta
Schiffmann et al., 2001), ski BkJIOYanu mMaIi€eHTIB 4oioBidoi cTari. Kopucrts
arancujasu anbda MOPIBHIHO 3 TUIAe00 13 CTATUCTHYHO 3HAYYIOI0 Pi3HUIEIO Oyiia
POJIEMOHCTpOBaHa 1010 piBHIB Gb3 y Miokapzi B mepiof JIiKyBaHHS Bl TPHOX 0
mecty micsmiB (MD 0,07 (95% CI Bix 0,35 no 0,49; nocmimkerns Hughes et al., 2008);
10/T0 KOPOTKOI OIIHKH TSHKKOCTI 000 (mocmikenns Schiffmann et al., 2001) B ycix
JOCIIIKYBAaHUX MMIJIKATEropisix 3a NEepioJIoM JIIKyBaHHS: TPUBAJICTh JIKyBaHHS BlJ
oJIHOro 10 TphoX MicsauiB (MD -2,10, 95% CI Bix -3,79 no -0,41), Bix TppOX A0 I’ ATH
micsamiB (MD -1,90, 95% CI Bixg -3,65 mo -0,15), Big i’y g0 mectu micsiis (MD -
2,00, 95% CI Bin -3,66 1o -0,34); 3a pe3yabTaTaMU OIIHKH SKOCT1 )KUTTS, TTOB’ 13aHOT
3 TSDKKICTIO Ooto (mociijkenHs Schiffmann et al., 2001) y niepioa micist AT 1 J10
mectu micsauie (MD -2,10, 95% CI Big -3,92 no -0,28). Koxne 3 BKIFOYEHUX
JTOCITIDKeHb HE TOBIIOMIIsLI0 TIpo oriHKy IIP Ta sxocti kurts. He O6yno BusBIEeHO
CTAaTUCTHUYHO 3HAYYIIO] PI3HUIN MK TpYyNaMH JIKyBaHHS 32 HACTYITHUMH KIHIICBUMU
TOYKaMu: 3MiHa KoHueHTpaiii Gb3 y mia3mi, piBenb Gb3 B ocaji cedi 1 y TKaHUHAX
HUPOK, OITIHKA SKOCTI *KHUTTS, TTOB’A3aHOT 3 TSHKKICTIO OOJIFO Y TIepioj] BiJ OJTHOTO JI0
TPHOX MICSIIIB Ta Bl TPHOX JIO T’ SITH MICSIIIB, OIliIHKAa (DYHKIIIT HUPOK, OIlIHKA JaHUX
exokapaiorpadii.

Meroro cucrematnunoro orusay El Dib R. et al, 2017°° Gyna ominka
epexkruBHOCTI Ta 6e3neku O3T mpu xBopoOi Padpi.

ABTOpH 3a3Ha4arOTh, 10 OCKUIbKY nonepeaHiid KokpaHiBCbKUI CUCTEMATUUHUIA
ornsin (El Dib R. et al., 2016) He BKJIIOYaB yC1 HasiBHI TOCTIKEHHS, a BKItoueH1 PKJ]
3Me0UIBIION0  Maju 3aHAATO KOPOTKUH TMepioj] CIOCTEPEeKEeHHs, 1ol OyTu
iHGOPMATUBHUMHU MO0 KIFOUOBUX PE3yJIbTaTiB, OyJI0 MPOBEACHO CHCTEMATHYHUN
OISl KIIHIYHUX KOTOPTHHUX JOCTIIKEHb 32 Yy4acTIO MAalll€HTIB 13 XxBopoboro Pdabdpi,
sk1 orpumyBaiu O3T 13 00’ €THAHUM aHAJI30M MPOTIOPIIH 1 JTIHIHOIO PETPECIErO.

Kpumepiamu exnwuennsa 10 TaHOTO CUCTEMATUYHOTO OTJIALY OyJIM KOTOPTHI
JTOCITIDKeHHS (KUTBKICTh 3apeECTPOBAHUX MMAIIEHTIB Y KOXKHOMY JTOCTIKEHH1 O1IbIIIe
II’SITH), B SIKAX BUBYAJIM 3aCTOCYBaHHS arajcuiasu anb(da, araicumasu Oera abo
BIJICYTHICTh Tepairrii (ToOTO pupoHiii IepeOir 3aXBOPIOBAHHS: MMAIIEHTH, K1 paHIIIIe
HE OTPUMYBAJIH JIIKyBaHHs) Y MAIIEHTIB 3 MATBEPIKEHNM A1arH030M XBopoou Pabdpi

26 https://pubmed.ncbi.nlm.nih.gov/28296917/
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(reHeTH4HO, 3a JOTOMOTror (EepMEHTAaTHBHOIO aHali3y abo 0101ICcii) HE3aleKHO Bij
BIKY, CTaTl YU TSKKOCTI 3axBoproBanHs1. Kpumepii euxnrwuenna: PK], nociimxenns
nepexitoueHHs (switching studies); qocnipkeHHs, B IKUX MAllIEHTH OTPUMYBAIN a0o
arancuaasy anbda abo 6eta B 0lHOMY Ha0Opi AaHUX; JOCIIHKEHHS, B IKUX HE OyJI0
3a3HAa4YEHO JIKApChKUit 3aci0, mo BukopuctoByBaBcs st O3T.

Kinyesi mouxu egpexmuenocmi: cMepTh Bif Oyab-sAKOI MIPUUYUHH, TTOPYIICHHS 3
00Ky HUPOK (TepMiHAJIbHA CTaJlsl 3aXBOPIOBAHHSI HUPOK, 1110 MOTpeOye niaiizy; abo
TPaHCIUIAHTALISl HUPKH), CEPLIEBO-CYAMHHOI CUCTEMU (1H(pApKT MioKapaa; norpeda B
CEpIIEBO-CYIMHHUX  MPUCTPOSX; BaKka apuTmis; abo 3acTiiHa  ceplieBa
HEJOCTaTHICTh), LIepeOpPOBACKYJISIpHI TOpPYIIEHHS (IHCYJNbT; abo TpaH3UTOpPHA
imemivHa araka), [IP (a came: Ha30(hapuHTIT, pUHIT, 3aKJIaJIEHICTh HOCA, 3arOCTPEHHS
aJIepriyHOTO PHUHITY, 3aJWIIKa, Kalllellb, 3alaMOPOYCHHS, MPUILIUBH, CBEPOIXK,
HEeBpAJITis, Hy0Ta, OJI0BaHHS, J1apes, 0171 y )KMBOTI Ta apTpaITis).

ABTOpHM CHCTEMAaTHYHOTO OTJISAYy HE po3risfganu 1HQY31iMHI peakiii (Taki sk
03H00, JTUXOMaHKa Ta TOJIOBHHMI O1J1b) K MOOIYHI SBHINA, a TAaKOXX HE PO3TIISIANIH
cepiio3Hi [1P, ockiibku BOHU MOTJIH 30IraTUCS 3 IHITUMU KIIHIYHUMH PE3yJIbTaTaMH,
PO SIK1 TTOBIAOMIISIIIOCS] B TIOCHIPKCHHSIX.

Cmamucmuynuti awnaniz. llpoBemeHo weTa-aHamiz mnponopiid. Pesymbratn
MPOAHATI30BaHO SIK JAUXOTOMIYHI 3MiHHI 3 BIAMOBIAHUMHU JOBIPUYUMH 1HTEpBAIAMU
(confidence interval, CI 95%). Jlns BukoHaHHS 00’ €THAHOTO aHAII3Y MPOIOPIIiH Oyiia
BUKOPHCTaHA MOJICTTh BUTIAAKOBUX e(ekTiB. [yl y3araapbHEHHS JaHUX MPEICTaBICHI
nmiarpamu “forest plot”. CtaTCTHYHO 3Hauylla Pi3HULA MK JABOMa BTPYYaHHAMHU
BUMarasa, o6 ixuai o0’egnani 95% CI ne nepexpusanuch (did not overlap).

Oyinka cemepozenHocmi ma ananiz wymiugocmi. AHai3 4yTIUBOCTI IPOBEICHO
JIMIIIE 32 BIKOM Ta MEPIOJOM CIOCTEPEKEHHS, OCKUIbKU OyJI0 HEOCTATHHO KUIBKOCTI
JOCIIIKEHB, Kl O MICTHIM 1H(OPMAIIIO MOA0 CTaTi Ta (PEeHOTUITy, 100 MPOBECTH
JMaHUW aHaii3. ABTOPH PO3TISJANIM CYNEPEWIMBI pe3yJbTaTd MK I[EPBUHHUM
aHATI30M 1 aHAJII30M YYTJIMBOCTI, KOJH PI3HUILSI M1k MPOIMOPIIsIMU CTAHOBHJIA OLTBIIIE
3%. Jlus TepeBipKU TETEPOreHHOCTI OylI0 BUKOPUCTAHO CTaTUCTHKY I°; aBTOpH
IPHITYCKAJIM, 10 F€TEPOre€HHICTh OyIIa 3HauyIIok, akmo 12 > 50% 3 p <0,1.

B pesynpraTi momryky Ta Bigoopy myOikaiiii 10 TaHOTO CUCTEMAaTHYHOTO OTJISTY
OyJi0 BKJIIOYEHO 77 KOTOPTHHMX JOCHIKEHb (mpeactaBieHl 3a 135 oxpemMumu
nocuiIaHHAMM) 3a ydacTtio 15 305 yuacHMKIB, Uisi TPOBEJCHHS MeETa-aHali3y
MNpOMNOpLI 3 HUX BKIOUYEHO 39 KOTOPTHUX MOCHIIKEHb. BUIBIIICTh BKIIFOYEHUX
nociixeHb (79,2%; n = 61) Oyau IOCTYNHI y BUTJIAI MOBHUX TEKCTIB cTaTeil, a
20,7% (n = 16) 6ynu y Burisiai pedepartiB. biabiiicts gociigxeHb Oyiau MpoBe/eH] B
Kpainax €Bpomnu (n = 34), MeHIIa KUIbKICTh OyJn MUKHapogHuMU (n = 16), Takox
nociimxeHHs npopoauinchk y CIIA (n = 10), kpainax A3ii (n =9), y LlenTpasibHiii Ta
[TiBnenniit Amepuii (n = 6), B Kanani (n = 2). OCHOBH1 XapaKTepUCTUKH BKIIFOUEHHUX
JOCITIJIKEHb TIPEICTABICHO y Ta0muIli 1.

Tabnuis 1. OCHOBHI XapaKTEpUCTUKU BKIFOUCHHUX JTOCTIIKEHb

XapakrepucTUKa Bceboro Arajicuaasa Araiacuaaza | BiacytnicTs
anb(a Oera Tepamii
K-cTp mocmimkenn 77 29 31 20
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K-cTp nariesTis 15 305 2 840 3598 8 867
CepenHiii % marieHTiB 66,4 65.9 74,7 49,1
4OJIOBIYOI cTaTi
CepenHiii Bik 35,1 34,4 33,1 41,2
Kinbkicth narieHTis 277 194 50 33
JTUTSYOTO BIKY
deHoTun (N TOCHIIKEHB):
KIIACUYHUI 7 2 3 3
3 MI3HIM [I0YaTKOM 0 0 0 0
KJIACUYHUH ~+ 3 HI3HIM 4 0 1 2
IIOYaTKOM
HE IMOB1IOMIISLIIOCH 66 27 27 15
Cepenniii gac 3.8 33 3,9 4,5
CIIOCTEPEIKEHHS, POKH

Cepen TpbOX MOCHIKYBAaHHUX Tpyn HE OyJIO CTaTUCTUYHO 3HAUYIIOI PI3HUII
o0 cepennporo Biky mariieHTiB (p = 0,10); ognak Oyjia CTaTUCTUYHO 3HAYYIIA
PI3HHIIS Yy BIJCOTKaX YOJIOBIKIB MIX TpymamH, SKi OTPUMYBAJIM arajcumasy Oera
(74,7%), 1 rpynoro BigcyTHOCTI Teparii (49,1%) (p = 0,01). [Iepion ciocTepekeHHS 3a
namieHTaMu  OyB Big IUSTH MicamiB g0 24,25 pokKiB 13 CcepeaHiM IepioaoMm
cnoctepexxeHHs 3,8 pokis. Jlumie 1,8% (n = 277) Big 3araJibHOTO pO3MIPY OILIHIOBAHOL
BUOIPKU CTAHOBWJIU JIITH.

V Tabnuii 2 mpeacTaBiIeHO pe3yNbTaTH 3a BU3HAYCHHMH Yy CHCTEMATHUHOMY
OTJISIT1 KIITHIYHUMH TOYKaAMH.

Tabnuis 2. PesynapTatu 3a KJI1HIYHUMHU TOYKaMu™

I'pyna CwmepTts Bin | [lopymenns 3 CepuesBo- epeodpo- IHoGiuni
OyAb-siKoL 00Ky HMPOK, CYAUHHI BACKYJISIPHI peakuii,
npuunnu, CI CI1 95% NOPYLICHHS, | MOPYLICHHS, CI95%
95% CI95% CI 95%
Arancupnaza | 9% (0,03-0,16) | 15,3% (0,048- | 28% (0,07- 11,1% 31,3% (0,149-
anbda >=68,9% 0,303) 0,55) (0,058-0,179) 0,507),
p=0,0066 ’=77,2% 1>=96,7% 1>=70,5% 12=93,4%
6 KJ1 p=0,0005 p<0,0001 p=0,0024 p<0,0001
(n=344) 6 KJI (n=168) | 4 K1 (n=524) | 7 K[ (n=461) | 9 KII (n=482)
Arancupasza 12% (0,06- 16,8% (0,041- | 35% (0,11- 10,5% 27%
anbda, 0,20) I’=62,2% 0,356) 0,65) (0,043-0,190) | (0,088-0,505)
aHasi3 p=0,0475 1>=81,4% 1>=95,1% 1>=71,2% 12=93,8%
9y TIUBOCTI 4 K1 p=0,0002 p<0,0001 p=0,0077 p<0,0001
x (n=309) 5K (n=152) | 3 K (n=426) | 5 KA (n=339) 6 KJ1
(n=349)
Arancupnaza | 4,4% (0,002- | 6% (0,04-0,07) 7% (0,05- 3,5% (0,024- | 34,1% (0,071-
Oera 0,201) I>=H3 I’=H3 0,08) I>’=H3 | 0,046) I’=0% 0,688)
2 KN 1 K 3 KJ p=0,4209 12=93,3%
(n=1 053) (n=1 044) (n=1 069) 3 KJ p<0,0001
(n=1 062) SKA
(n=1089)
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Arancupasa - - 7% (0,05- - 19,5%
Oera, aHai3 0,08) I’=H3 (0,055-0,393)
Yy TIUBOCTI 2 K1 12=74,8%
kox (n=1 053) p=0,0077
4 K1 (n=1073)
BincyTHicTb 10,8% 21,4% 26,2% 17,8% 37% (0,13-
Teparii (0,0205- (0,1522- (0,149-0,394) | (0,123-0,240) | 0,65), [2=H3
0,2521) 0,2835) 1>=98,8% 12=95,2% 1 K
1’=95,6% 1’=89,6% p<0,0001 p<0,0001 (n=11)
p<0,0001 p<0,0001 14 K1 15 K1
6 KJI (n=812) 11 KO (n=5 854) (n=5 544)
(n=1 698)

KJI — xoroptHi mociimkenHs; H3 — He 3acTOCOBY€eThCS.
* aBTOpU MPHUITYCKAIH, 0 TETEPOTEHHICTE OyI1a 3HAYYII010, Ko 12> 50% 3 p < 0,1
**aHaIri3 4y TIMBOCTI MMPOBEIEHO 3 BUKIIOYCHHSM IMAIli€HTIB JUTSIYOTO BiKY.

3Bakarouu Ha HaBEJEH1 PO3MIPH JOBIpUYUX IHTEPBAJIIB HAMOUIBII HEOJHOPIAHOIO
IpyIoI0 32 BETMYMHOIO MPOMOPIIiH (YaCTOTH) € Tpyna arajicuaasu anbda.

ABTOpHY NMPUHUILIM 10 BUCHOBKY, 110 HE3BAXAIOUM HA TE, 0 CMEPMb 6i0 OyOb-
AKUX npuyuH y TIEPBUHHOMY aHaJli31 OyJia BHINOK Y TAIIE€HTIB, K HE OTPUMYBAIH
nikyBanHs (10,8%), MOTIM y MaIli€eHTIB, SKI OTpUMyBalIM araicunaazy anbda (9%) i
arancugasy oeta (4,4%), ICTOTHOI pi3HUIIl MK TpynamMu He Oyio. [cHyBana 3HauyIa
TEeTEPOreHHICTh B yCiX aHaii3ax, 3a BUHATKOM TPYMH arajicujia3u OeTa, OCKIIbKH
crarucThka I? He 3acTOCOByBanach. Pe3ynbTaTd aHalidy 4yTAMBOCTI, 10 BHKIKOYAB
MAIIEHTIB JUTSYOTO BIKY, SKI OTPUMYBAJIM arajcuaaly aib(da, He € TOCIiTOBHUMH 3
MEPBUHHUM aHAJI30M, KUTBKICTh CMEPTEH y TPyIIi arajicuaasu ainbda 301IbImiIace 10
12 %.

3a KIHIICBUMH TOYKAMH HOPYUIEHHA 3 0OOKYy HUDPOK Ta cepueso-CyOuHHi
nopyuwleHHa CTATUCTHYHO 3HAUYIIA PI3HUIL CIIOCTEPIranach Mix rpyIor0 arajicuaazu
O0eTa TOPIBHSAHO 3 HENIKOBaHMMHM TnanieHtamu. He Oyno cTaTUCTUYHO 3HAuyIIol
PI3HMII MK TPYIOIO arajcujaszu ajib(a Ta HEelIKOBAaHUMH MalllEHTaMU a00 TPYTMOI0
arajicuya3u Oera. IcHyBana 3Haudyla reTepOreHHICTh B yCiX aHali3aX, 3a BUHATKOM
Ipynu arancuaasu 0era, OCKIIbKM CTaTHCTHKa I° He 3acTocoByBanach. Pesysbraru
aHai3y YyTJIMBOCTI, 10 BHUKIIOYAB TMAIlE€HTIB IUTAYOTO BIKYy, SIKI OTPUMYBAJIU
arancujasy anbda, Oyau MOCTIAOBHUMH 32 KIHIIEBOIO TOYKOKO MOPYIIEHHS 3 OOKY
HUPOK, OJHAK 3a KIHIIEBOI TOYKOI CEPIIEBO-CYJAMHHI TOPYIICHHS pPE3yIbTaTH
MIPOBEJCHOTO aHaJIi3y YyTJIMBOCTI HE OYJIM TOCIIJIOBHUMHU 3 IEPBHHHUM aHAJI30M.
PesynpTaTtn aHamizy YyTAWMBOCTI, [0 BHKIIOYAB TMAIIEHTIB IUTSYOTO BIKY, SIKi
OTpUMYBAJIM arajcujazy Oera, OyiM TMOCTIAOBHUMH 3 TEPBUHHHM AaHAIII30M 3a
KiHIIEBOIO TOYKOIO CEPIIEBO-CYINHHI TOPYIICHHS.

3a KIHIIEBOIO TOYKOIO UepedposacKynapHi nopyuieHHa CTaTUCTUYHO 3HaJyIa
PI3HUIISI HA KOPUCTH arajcuaasu 06era Oyjia BCTAHOBJIEHA MOPIBHSIHO 3 arajiCuaa3oro
anb(da Ta HEeJIIKOBAaHUMH TallieHTamMu. He OyJio CTaTUCTHYHO 3HAYYIIOI PI3HUII MIX
arajncuja3zo0  anba Ta  HENIKOBAaHUMHU  TMalieHTaMu. IcHyBaja  3Hauyia
IeTEPOreHHICTh B yCiX aHali3ax, 3a BUHATKOM IPYIH arajcuaasd 6era, OCKiabku 12
ctanoBuB 0%. Pe3ynpraTy aHami3y 4yTJIMBOCTI, 110 BHUKIIFOYAB MAI[IEHTIB JUTSIYOTO
BIKY, sIKI OTPUMYBAJIH arajcuasy ajibgha Oyyu MoCHiJOBHUMU 3 IEPBUHHUM aHAIII30M.
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3a oninkow yacmomu I1P He Oyio CTAaTUCTUYHO 3HAYYIIOT PI3HULI MIXK TPYTIOI0
arajicuyia3u anb(da, arajyicuaasu 0era Ta HEIIKOBAaHUMU MallieHTaMU. [CHyBaia 3HauHa
HEOHOPITHICT Y BCIX aHaN3ax, 3a BUHATKOM I'PYIIH BiACYTHOCTI Tepalrii, OCKIIbKH
cratucThka I? He 3acTOCOByBanach. Pe3ynbTaTd aHalidy 4yTJAMBOCTI, 10 BUKIHOUYAB
MAI€HTIB AUTSYOTO BIKY, SKI OTPUMYBAIM SK arajicuaasy ajibda Tak 1 arajcuaasy
0eTa, HE € MOCIIJOBHUMU 3 IEPBUHHUM aHAJII30M.

Takox mpu orinii yactotu I1P y mocmipkyBaHuX Tpyrax 0yJio MpOBEAeHO aHai3
YYTJIIMBOCTI 32 MEPI0JIOM CIIOCTEPEKEHHS (> 5 pokiB Ta < 5 pOKiB). 3a pe3yabTaTaMu y
rpymi araicuaasd anbda (9 KOropTHHX AOCHiKEeHb, n=482) He OyJ0o CYTTEBUX
BiMiHHOCTEeH y yacToTi [1P Mixk > 5 pokamu cnoctepexenus, 37,0%, 95% CI 0,08-
0,74; 1> = 96,6%, p <0,0001 (3 xoropTHUX mociimkeHHA, n=286) Ta < 5 pOKiB
crioctepesxenns, 28,6%, 95% CI 0,082-0,554; 12 = 92,2%, p <0,0001 (6 koropTHuX
JOCITIKEeHB, n= 196).

Komno3umna kinyesa mouka. 3a TaHUMU CEMHU Ta YOTUPHOX JOCITIIKEHb, K1
BKJIIOUANIM Tpynu arajicuaasu anbda (mepiog crmoctepexeHHs 1-15 pokiB) Ta
arayicua3u 6eta (rmepioj] ciocTepekeHHs 2-9,5 pokiB) BIAMOBIAHO, TPOBE/ICHA OIIHKA
3a JOTIOMOT'O0 MPOCTOT JHIAHO1 perpecii mokasana, 1o narieHTH 3 XxBopoboro Paobpi,
K1 OTPUMYBAJIH arajicujiasy aibQa, MaroTh OUTbITY WMOBIPHICTh BUIIUX MOKAa3HUKIB
KOMIIO3UTHOI ~ KIHIIEBOi TOYKH (CMEPTh, HHUPKOBA, CEPIEBO-CyJAMHHA abo
uepedbpoBackysipHa narosoris, [1P) mopiBHSHO 3 TUMU, XTO OTPUMYBAB arajicujia3zy
0eta mpoTArom 0araThbOX POKIB; OJHAK CTATUCTUYHO 3HAYYILOI PI3HULI Y pe3yJIbTaTl
He OyJo BusiieHo (p = 0,5878).

3a BUCHOBKOM aBTOPIiB TAIli€EHTH, SIKI OTPUMYBAJIM arajcuaasy Oera, 3HaYHO
piJiie Maau HUPKOBI, CEPLIEBO-CYANHHI, IIEpeOPOBACKYIISIPHI YCKIaHEHHS TOPIBHSHO
3 HENIKOBAaHMMHU TMAIllEHTaMM Ta 3HA4YHO pIiauie Maiad I1epeOpoBacKyspHi
YCKJIQAHEHHS MOPIBHSHO 3 MaIli€EHTaMU, SIKl OTpUMYyBalu arajicuaasy anbda. Yacrora
[1P y rpynax araicunasu anb(da ta 6eTa CTaTUCTUYHO HE BIAPI3HSIACS.

[lix yac mpoBemeHHs aepkaBHoi OMT 3a CKOpOYCHOIO MPOIETYPOIO
YHIOBHOBa)XCHUM OPTaHOM OYJI0 TIPOBEICHO OI[IHKY METOAOJOTIYHOT IKOCTI My OTiKaIii
El Dib R. et al.,, 2017 3a amanrtoBanum JmctoMm omiHka SIGN 50 (Methodology
Checklist 1: Systematic Reviews and Meta-analyses)?’. V cucreMaTH4HOMY OIS 3
MeTa-aHalli30M MPOMOPIiA BUBUAETHCS YITKO BU3HAUCHE KJIIHIYHE MUTAHHS, KPUTEPIT
BKJIFOUEHHSI/BUKJTIOUEHHSI MpeJICTaBlieH] y myOdikartii. [lomyk gocnigxeHb mpoBeIeHO
ounbiie HiK y ABox 6a3zax (MEDLINE, EMBASE, LILACS). [1pu Big6opi AOCIIIKEHb
JIBa aBTOPHU HE3AJICKHO TEPEBIPUIIM BC1 HA3BH Ta aHOTAIll1, BUSBIICHI M1l YaC MOIIYKY
JiTepaTypH, TMOBHI TEKCTU CTAaT€M yCIX MOTEHIIMHO pPEJIeBAHTHHUX JOCHIKCHb 1
OLIHWIMA iX BIAMOBIJHO JO KPUTEPIiB MPUUHATHOCTI, PO301KHOCTI BUPINIYBAJIUCH
[UIIXOM OOTOBOpPEeHHS a00 3a JOMOMOTOI TpeThoi cTopoHu. IIpoBeneHo anamis
JyTJIMBOCTI 3a BIKOM Ta IIEPIOJOM CIIOCTEPEKEHHS, aBTOPH 3ayBaXYIOTh IIPO
HASIBHICTH Py HEBpPaxoBaHUX (DaKTOpiB y chOPMOBAHUX KOTOPTAX, AKI BUZHAYAIOTh
HEOIHOPIAHICTE pe3yNbTaTiB 3a kputepiem 12, g oO0'eqHaHHA pPE3yJNIbTATIB
BHKOPHMCTOBYIOTBCS BIJIOBIHI MeToaW. IH(opmaris Mmoao Keped HiATPHUMKH
3a3Ha4YeHa. XapaKTEPUCTHKU BKIIOYCHUX JOCITIKEHb MPECTaBICHI HEIOCTATHHO

7 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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JIeTaJIbHO Ta 00OMEXKEH1 KpUTEPIsIMU BKIIFOUEHHS/BUKITFOUeHHs. [1yOmikaiiis He MiCTUTh
Nepeiky BUKIIOYEHUX JOCIIKEeHb, OIIHKA METOJOJOTIYHOI SIKOCTI BKJIIOUEHHUX
JTOCITIDKeHb Ta PU3HMKY YIIEPEHKEHOCTI HE MPEACTaBICHI. 3a pe3yiabTaTaMH OIlIHKH
BCTAHOBJICHO, IO MTyOJTIKAIlis MAa€ IPUHHATHY METOOJIOTTYHY SKICTb.

3a pe3ynbTaTaMM CHUCTEMATHYHOTO OTJSAYy 3 METa-aHali30M MPOIOPIA
KOTOPTHUX KJIHIYHMX Jociijkenb (El Dib R. et al., 2017) BCTaHOBIEHO, IO
CMEPTHICTb BiJl OyJIb-IKUX MPUYUH Y IEPBUHHOMY aHai31 OyJia BUIIOIO Y MAIlIE€HTIB,
Akl He oTpumyBaiu JikyBaHHA (10,8%), MOTIM y mali€eHTIB, AKI OTPUMYBAIH
arasicunazy anbda (9%) 1 aramcunazy Oera (4,4%), oqHAK ICTOTHOI PIZHUIIL MIX
rpynamu He Oyio. He Oyno ctratucTUYHO 3HAYYIIOT Pi3HULI 32 KIHUEBUMH TOYKAMU
NOPYIIEHHS 3 00Ky HUPOK Ta CEPLIEBO-CYUHHI MOPYIICHHS Y pe3yJibTaTax Malli€HTIB,
K1 OTPUMYBAJIM arajicujaly aibda Ta MaIll€HTIB, SKI He OTPUMYBAJIM Teparrito, abo
OTpUMYBaH arajcuaazy oera. CriocTepiraimcs BIIMIHHOCTI Ha KOPUCTh arajicuiaasu
OeTa 3a KIHIIEBOIO TOUKOIO 1IepeOPOBACKYJISPHI MOPYIICHHS MOPIBHSIHO 3 TMaIll€HTaMH,
Kl OTpuMyBalnu araicuaasy ainbda. He Oyno crarucTuyHO 3HAUYYMIOI PI3HHIN Y
pe3yNbTaTi MAIIEHTIB, SIKI OTPUMYBAJIM arajicujiazy aiab(a MOPIBHSIHO 3 MaIllieHTaMH,
sKi He oTpuMyBayn JIikyBaHHSA. He Oyno cTaTUCTHYHO 3HAYyIIOi Pi3HUI Y YaCTOTI
no01YHUX e(EeKTIB cepe MaIli€HTIB, SKI OTPUMYBAIH arajicujiasy ajibda, arajicuaasy
Oera Ta mari€eHTaMu, SIKi He OTPUMYBAJIU JIKYBaHHS.

Bapro 3a3HaunTy, M0 JaHWH CHCTEMaTHIHUN OTJISA]T 3 METa-aHaIiI30M IIPOTIOPIIii
Mae HU3Ky oOMexkeHb. [Ipu iHTeprpeTalii pe3yabTariB NOTPIOHO BpaXOBYBaTH 3HAYHY
HEOJHOPIIHICTh KJIIHIYHMX PE3yJbTaTIB y BCIX AOCHIKYBAaHUX Tpymnax. ABTOpH
MPUITYCKAIOTh, 110 MOSICHEHHSIM IIi€1 HEOHOPIAHOCTI MOXKYTh OYTH SIK KJIIHIYHI, TaK 1
METO/I0JIOT1YH1 BIAMIHHOCTI. 3Ba)Kal0OUu HAa HABEJEHI PO3MIpH JOBIPYMX IHTEPBAJiB
HaWOLIBII HEOJHOPIAHOK TPYIMOK 3a BEJIMYMHOK TMPOMNOPIIN € came rpyna
arancunasy anbda. FIMOBIpHO, Iie TIOB’S3aHO 3 PSAIOM HE BPAXOBAHHX YHHHUKIB IIPH
dbopMyBaHHI JaHOT KOTOPTH. ABTOPH BKa3yKOTh Ha HEOAHOPITHICTh JTAHHUX, MPOTE HE
PO3KpUBAIOTh  MPUYMHHO-HACHIIJIKOBI  3B’S3KM  PE3yJIbTATUBHUX  IMOKAa3HUKIB
(mpomopItiii) 3 KATHIYHO-AEeMOTpadiyHUMU XapaKTEPUCTUKAMU KOTOPTU B OKPEMHX
JOCIIKEHHSAX, JI€ OTPUMaHl BHUCOKI 3HAYEHHS MPOIMOPIIN 3a CMEPTHICTIO YH
YCKIAQAHEHHSIMU 1 XapaKTePUCTUKH JOCHIHKEHb 3 MIHIMAIBHUMH TIPOTOPIISIMHU.
Ockinbky y myOsikarii iHpopMalrisi, o0 BKIFOYSHHUX TOCTIKEHb 10 METa-aHalli3y
MPOTIOPIIi MpeCTaBiIeHa HEIOCTAaTHhO JACTANIBHO, MOJXKHA TPUITYCTUTH, IO Ha
pe3yabTaTh MOTJIM BIUIMHYTA HEOJHOPIAHICTh momyisii (peHoTun, TIKKICTh
3aXBOPIOBAHHSI, CYITyTHSI TATOJIOTISA), PI3HUM TEPI0J] CIIOCTEPEKEHHS] Ta TPUBAIICTh
Tepanii. ABTOpU IUIaHYBaJIM MPOBECTH aHAI3 YYTJIIMBOCTI 3a BIKOM Ta MEpPIOAOM
CTIOCTEpEXKEHHS, cTaTTio Ta (enotunoM. OmHAK KUTBKOCTI JOCHIIKEHb OyIo
HEJOCTaTHhO, 100 TMPOBECTH JJAaHWW aHami3 3a CTaTTI0 Ta (PEHOTHUIIOM.
MeTo1010TTYHIH MiAX1] METa-aHai3y NPONOpLINA € MPUWHITHUM B IAaHOMY BUIAJKY,
ajie BIH OUIBIIE MIAXOAUTh JO aHalli3y CMEPTHOCTI BIJ BCIX NPUYUH, KOJH HE
BPaxoOBY€ThCs (MOKHA HE BPaXOBYBAaTH) MEBHA PI3HOMAaHITHICTh KJIIHIYHUX YNHHHKIB
y Tpymax TMOpIBHSAHHA. Y BHIAJKy aHali3y IEBHOI KOTOPTH 3a BU3HAYCHUM
pe3yiIbTAaTUBHUM TapamMeTpoM (HAMpPUKIAJ, HHUPKOBI YCKIAIHEHHS), Ha JTyMKY
YIOBHOBA)XXEHOIO OpraHy, mHoTrpeOye TaKoX OUIBIN JIeTali30BAHOIO0 BH3HAYCHHS
KJIIHIYHUX  XapaKTepUCTHUK KOropT 3a TMOTEHUIMHO BaroOMUMH KJIIHIYHUMHU
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napaMeTpaMH IS CTaHJapTU3aIlii TPy NOPiBHSHHS (HAIIPUKIIA, KIIIPEHC KPEaTHHIHY
1 loro quHaMika, 4u iHIIl mapameTpu). Lli enemenTy ananizy BiICyTHI B JaHOMY MeTa
aHaui31, M0 3HUKYE METOJOJIOTIUHY SKICTh JochimxkeHHs. [Ipu iboMy HE MOXKIMBO
BIJIMOBICTU Ha THWTAaHHA, SKI YUHHUKA 3YMOBJ'I}OIOTI> 3HauYHy BapiaOenbHICTh
MPOTIOPIIii 1 HASIBHICTh MPUYMHHO-HACIIIKOBHX 3B’ s13K1B. Lle He 103B0sIsI€ OLIBII YiTKO
CTaHJAPTU3YBATH TPYINH TOPIBHSHHSA, a, OTKE, BUCHOBKH aBTOPIB € HEIOCTATHHO
OOTpYHTOBAaHUMH.

3) AaHi 040 €KOHOMIYHOI JOLITBHOCTI B YACTHHI e()eKTHUBHOCTI BHUTpPAT
BUKOPHMCTAHHA JIKApPCbKOro 3aco0y BiJANOBIIHO 10 PEKOMEHI0BAHOI HIKAJU
rPAHUYHUX 3HAYEHb IHKPEMEHTAJLHOI0 MOKA3HMKA e(EeKTHBHOCTI BUTPAT B
Ykpaini

Bignosimno nmo mn.7 Ilopsaky mnpoBeAeHHS JepyKaBHOI OIIHKK MEIUYHUX
TEXHOJIOT1i, 3aTBepakeHoro noctaHoBoro KMV Bix 23 rpyans 2020 p. Ne 1300 (gaumi
- Ilopsinok), nep:kaBHa OLIIHKA MEAMYHUX TEXHOJIOT1H 32 CKOPOUEHOIO MPOLIETYPOIO HE
nependayae TPOBENEHHS  aHamizy e(EeKTUBHOCTI BUTpaT Ta  PO3PaXyHKY
IHKpeMeHTanpHOTO TToKa3HuKa edekTuBHOCTI BUTpat (ICER) B Ykpaini.

4) na”i mWOA0 pe3yJabTATIiB €KOHOMIYHOI JOUUIBHOCTI B YaCTHHI aHAJI3y
BILUIMBY HA MOKA3HUKHU OKO/KETY

Bianosigno no n.7 Ilopsiaky, nepxaBHa OMT 3a ckopo4yeHOIO MPOIEAYPOIO
nependayae NpoOBECHHS aHaI3y BIUIMBY Ha MOKa3HUKH OIO/KETY B Y KpaiHi.

B pamkax mnposeneHHs gepxaBHoi OMT 3a CKOpPOUYE€HOIO MPOLETYPORO
YIOBHOBAXKEHUM oOpraHoMm 3 jaepkaBHoi OMT BiamoBigHO 10 MeToAoJorii OyB
MIPOBE/ICHUI aHAI3 BIUTMBY Ha MOKA3HUKU OIOJIKETY Y YaCTHUHI pO3paxyHKY BUTpAT Ha
MEIUYHI TEXHOJIOTI] 3 YaCOBUM TOPHU30HTOM OJIMH PIK Ha IiJICTaBl MPSIMHUX MEIUIHUX
BUTpPAT Ha JIIKAPChKi 3aCO0M 3 IEPCTIIEKTUBH JIEP>KABHOTO TJIATHUKA.

Mera: OmiHUTH MOJIETHLHUIN BILTUB Ha OIOHKET JIIKAPCHKOTO 3ac00y arajicuiasa
anbQa 1151 JTIKyBaHHS MAIE€HTIB 13 XBOpoOoro dadpi.

MeTton: aHasi3 BIUTUBY Ha MOKAa3HUKU OIOJDKETY Y YaCTHHI PO3paxyHKY BHUTPAT 3
MEPCTICKTUBH JCP>KaBHOTO TUIATHUKA HA MEIUYHI TEXHOJIOT1 3 YaCOBUM TOPU30HTOM B
OJIMH piK. AHaJli3 MPOBEACHUM Ha MiACTaBl NPAMUX MEIUYHUX BUTPAT HA JIIKAPCHKUN
3aci0 3 TEpPCHEeKTUBH JEPKaBHOTO IIJIATHMKA, BU3HAYEHOI IIJILOBOI MOMYJIAILI]
Nall€HTIB BIAMOBIIHO 10 AaHUX, HaAaHUX y 3BepHeHH1 MO3 Ykpainu (BIANTOBIAHO 0
muctiB MO3 VYkpainu Big 09.06.2022 Ne25-01/12931/2-22 Tta Big 20.06.2022 Ne25-
01/13739/2-22), mo npeacraBiieHo y Tadyuili 3.

BignoBigno mo mucrta MO3 Vkpainm Big 20.06.2022 Ne25-01/13739/2-22
MEIMYHUMHM TEXHOJIOT1IMH TIOpiBHAHHS Juis JI3 arayicumasza anbda € araiacugasa 6era
Ta Hailkpama miarpumytouda tepamis (HIIT). BignosigHo no mpoBegeHoOro aHaiizy
KJIIIHIYHOT €()EeKTUBHOCTI 32 MKHAPOAHUMHU TPETUHHUMU JIPKEpPEIaMH BCTaHOBJICHO,
mo ¢epMeHTHa 3aMicHa Teparmis (araacuaa3or anmbda abo arancmmazor OeTa)
pEKOMEHJ0BaHa /sl JJIKyBaHHs XBopoou Paodpi.

Kinbkicts marienTiB 13 XxBopooorw dadpi y 2022 poui ctaHoBUTH 16 0ci0 cepen
akux 15 oci6 >18 pokiB Ta 1 ocoba <18 pokiB, 3 HUX 5 AOPOCIUX MAIIEHTIB
noTpeOyroTh JIIKyBaHHS 3asBJIEHUM JIKapChKUM 3aco00M araicujasza aibda.
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Po3paxyHku BUTpaT Ha OJHE BBEJIEHHS Ta HAa OJHOrO MAall€eHTa OyJI0 MPOBEAEHO
BIJIIOBIIHO J0 IHCTPYKLII 1711 MEAMYHOrO 3aCTOCYBAHHS Ta 3 ypaxyBaHHIM TOT'O, 110
Bara JIopocioro mnamieHta cranoButh 70 kxr, a Bara gutuau - 30 kr. J{7s po3paxyHKy
BUTpAT JIIKYBaHHS arajcujia3or0 Oera OyJI0O BHKOPHUCTAHO MiXiJ parioHami3amii
BUTpaAT.

BinnoBiiHO [0 I1HCTPYKILII I MEAMYHOIO 3aCTOCYBaHHS, KOHUEHTPAT IS
po3uuHy g 1H(Y31i araacuaasu aibda HeoOXi1THO BBOJAUTH Yy A03yBaHHI 0,2 mr/kr
Macu TUIa 4epe3 THXKIEHb. BapTicTh JIKyBaHHS yciMa JIKapChKUMHU 3aco0aMu
PO3PaxX0OBaHO 3 MATEMATUYHUM OKPYTJIEHHSM KUIBKOCTI ()JIaKOHIB 10 LILJIOTO YUCHA Yy
01K 301TIBIICHHS.

Tabnuug 3. AHani3 BUTpaT Ha OJIHE BBEJEHHS Ta Ha piuHUN Kypc 3acTocyBaHHs O3T
JUIS JTIKYBaHHS TAIIEHTIB 13 XBopoOoro Pabpi HA OJTHOTO MaIll€HTA

ITapamerpu Arancuaasa anbgpa Arancupaasa 0era

Cknan girounx | 1 M1 KOHIEHTpATy AJsl po3uuHy Ui | | (1akoH MICTHTh HOMiHAJIBbHY KUTBKICTB 5
pEYOBUH iH(py3ii Mictuth | Mr araicumasu | Mr abo 35 mr arajicuniasu 6era;

anbda;

1 ¢nakon 31 3,5 MI KOHIICHTpATy

MICTHTb 3,5 MI arajicujiasu ajibda;
@dopma BUIYCKY | KOHIIEHTpAT JJIsl pO3YUHY AJIs MOPOILIOK JJIsi IPUTOTYBAHHS
Ta J103yBaHHs 1H)Yy3iiH KOHIIGHTPATY Ui PO3YHMHY JUIs iH(DY3ii
CxeMma 0,2 Mr/KT Macu Tija yepe3 THXKACHb | | MI/KT Macu Tiia OJuH pa3 Ha JiBa THKHI
3aCTOCYBaHHS
KpatHictp 26 26
BBEJICHHS B PIK
[ina 3a 1 38 403,007 80 316,50%° (35 mr) | 13 395,26% (5 mr)
¢makoH, rpH*

Jopocni Himu Jopocni Himu

Kinbkictb 4 2 2 1
(bnakoHiB Ha 1 (3,5 mr) (3,5 mr) (35mr) (35mr)
BBEJICHHS
Burpatu Ha 1 153 612,00 76 806,00 160 633,00 80 316,50
BBEJICHHS, TPH
Burpatu Ha 3993 912,00 1 996 956,00 4176 458,00 2 088 229,00
narieHTa Ha 1
piK, TpH

*6i0n06iono 0o aucma MO3 6i0 09.06.2022 Ne25-01/12931/2-22 0nst npogedenus po3paxyHkie 6yio
BUKOPUCIAHO 3AKYNIBENIbHY YIHY 3 OCMAHHbO2O 308EPUIEHO20 MEHOepY 3d OAHUMU eleKMPOHHOL
cucmemu nyoniuHux 3axynieenv Prozorro 3a peszynomamamu mopeie, nposedenux JII «Meouuni

3akynieni Ykpainuy, wjo 00Cmynni 6 e1eKmponHiti cucmemi nyOniyHux 3aKynigeib

8 3aKkyniBeNbHA IiHA 3 OCTAHHBOTO 3aBEPILIEHOTO TEHAEPY 3a TaHUMH €JIEKTPOHHOT CUCTEMH ITyOIIiYHHIX 3aKyTIiBeNb Prozorro - 10rosip mpo
3akymisio Big 05.11.2021: https:/prozorro.gov.ua/tender/UA-2021-11-05-003683-b
2 3aKymiBesbHA I1iHA 3 OCTAHHBOTO 3aBEPILIEHOT0 TEHAEPY 3a JaHUMM eJIEKTPOHHOT CHCTEMHU My6IiYHUX 3aKyTiBesb Prozorro - 10rosip mpo
3akyniBimo Bix 09.09.2021: https://prozorro.gov.ua/tender/UA-2021-09-09-012871-c
3% 3akymiBesibHa 1iHA 3 OCTAHHLOT'O 3aBEPLIEHOTO TEH/IEPY 3a JAHUMH E€JIEKTPOHHOI CHCTEMH My OTiUHMX 3aKyiBenb Prozorro - 1orosip npo
3akymnisio Big 09.09.2021:https://prozorro.gov.ua/tender/UA-2021-09-09-012812-c
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BianoBinHo 10 mpoBeeHUX PO3paxyHKIB Ha ojHe BBelneHHsa JI3 arancumasa
anbha HeoOXigHO 4 (dJIaKOHHM IS OJHOTO JIOPOCJIOro MarfieHTa Ta 2 (hIakoHu IS
OJIHI€T TUTUHU, IO y BapTicHOMY BUMIpi (26 BeneHb) ctanoBUTh 3 993 912,00 rpH Ta
1 996 956,00 rpu Ha 1 pik BiamoBimHo. Ha onne Benenns JI3 arancmpaza Gera 3
HOMIHAJIBHOIO KIUIBKICTIO 35 Mr y ¢iakoHi HeoOXigHO 2 ¢JIakoHH I OJIHOTO
JIopocioro marjieHTa Ta 1 ¢akoH AJisi OJHIET AUTUHU, 110 Y BapTiCHOMY BuMIpi (26
BeJieHb) cTaHOBUTH 4 176 458,00 rpu Ta 2 088 229,00 rpH Ha 1 pik BignoBigHo. OTXKE,
IPOBEICHUI MOPIBHSUIBHUIA aHalli3 BUTpAT IS JIIKyBaHHS MAlli€HTIB 13 XBOPOOOIO
®abpi HA OJHOTO MALIEHTA CBIIYUTH MPO T€, III0 MEHII BUTPATHOIO OMIIEIO JIIKYBaHHS
€ Teparis arajcuja3oro anbda. Pi3HUIS BUTpaT A JIKYyBaHHS OJHOTO JOPOCIOIro
narieHTa Ha 1 pik craHoBuTh 182 546,00 rpH, 11 onHiel nutuau - 91 273,00 rpH.

KinpKkicTh MamieHTiB, O MOXKYTh OTPeOyBaTH JIKYBaHHS arajiCHaa3orn anbda:
3a JaHWMH, HaJaHUMH y goaatky no jucta MO3 VYkpainu Big 09.06.2022 Ne25-
01/12931/2-22, cranoButh 5 oci6. PesynmbraT aHamizy BIUIMBY Ha TOKa3HUKU
OIOKETy MpEeJCTaBICHI 3 YACOBUM TOPH30HTOM B OJWH PIK MpHU 3a0e3redeHHl 5
MaIieHTiB  arajacuaa3or ambda (tabmums 4). Po3paxyHkd TpoBeIeHO 3a
CTaHJApTU30BaHUM IIIX0/M0M (Bara mopocioro marieHta - 70 kr) Ta 3a
1HIMB11ya130BaHUM MMiAX00M (BIMOBIIHO JO MAacH Tija KOXKHOTO Malli€eHTa).

Tabmuug 4. Pe3ynbratu aHamnizy BIUIMBY Ha MOKa3HUKHU OKO/KETY MPHU 3aCTOCYBaHHI
arajncuaasu aiabga: Jiounid cueHapii

1 pik

KinnkicTh namicHriB

Kinbkicts Mali€HTiB, MO  MOXYTh 5
noTpedyBaTH JiKyBaHHs (32 JaHUMH,
HaJaHMMH y pojatky pao jaucrta MO3
Vkpainu Big 09.06.2022 Ne25-01/12931/2-
22)

® J10pocii 5 5

BurtpaTu Ha BCIO nonyJisililo Mali€HTIB, IPH

CrangpapruzoBann | Inausigyadni
M migxin 30BaHUM
MiXix
Butpatu Ha arancumasy anb(a Ta BIUIUB Ha 19 969 560,00 24 961
OI0JKET, TPH 950,00

Pesynbprati MomenpHOTO aHami3y BIUIMBY Ha OIO/DKET B YKpaiHi, MOKa3aiH IO
BUTpPATH Ha 3aKyIIBIIO arajicujiazu anb(a Ha piK JIKyBaHHsS OJHOIO MallieHTa 3a
3aKyMiBEIbHOIO LIHOK 3 OCTAHHBOI'O 3aBEPIIEHOTO TEHJIEPY 3a JaHUMH €JIEKTPOHHOI
CUCTEMHU IyOJIIYHUX 3aKyniBenb Prozorro (1inentudikartop 3akymisiai: UA-2021-11-05-
003683-b), mo cranoButs 38 403,00 rpH, cTaHoBATH 3 993 912,00 rpH A 1OPOCIOTO
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naiieHTa, JIKyBaHHA 5 JOpPOCIMX TAaIll€EHTIB 3a CTaHIApTU30BAaHUM ITiJIXOJ0M
cTaHoBJATH 19 969 560,00 rpH, 3a iHAUBIAYani30BaHUM - 24 961 950,00 rpH.

3Mo/IeThOBaHUM BILTMB HA OFO/KET JIIKAPCHKOTOo 3ac00y arajicuaasa anbda 0yiio
MOPIBHSHO 13 PEKOMEHIOBAaHMMU 3HAYCHHSIMU IIKAJM BIUITMBY Ha OIOJDKET B YKpaiHi,
BIJIMOBIHO JI0 aKTyajli30BaHUX 3HAYCHb PEKOMEHIOBAHOI IIKAJIM OIIHKW BIUIMBY Ha
Oro/pkeT B YKpaiHi Ha MIJCTaBl JaHUX Jep:KaBHUX BUTPAT Ha JIIKapchki 3acodomn y 2021
pOIIi, Ta BCTAHOBJICHO, 110 MPH 3aKYIIBJIl arajcuaasu ajibga BIUIUB Ha Oro/KeT Ha 1
pIK MpU CTaHJAPTU30BAHOMY MiAXOAl OyJe He3HAYHUM (BapTicTh He nepeBuurye 20
MJIH TpH), a MNpHU IHIMBIAyadi30BaHOMY MmiaAXxoAl Oyjae MOMIpHUM (BapTiCTh
3HAXOAMUTHCH Yy Alana3zoHi Big 20 MiH A0 38 MJIH TpH).

Takox, BianoBiaHo 110 Jucta MO3 Ykpainu Bijg 09.06.2022 Ne25-01/12931/2-22,
YIOBHOBa)XEHUM OpPraHoM OyJIO J10JJaTKOBO MPOAHAII30BAHO MIEPEIIIKU BIIIKOTYBAHb
y pedepeHTHUX KpaiHax Ta kpainax CxigHoi €Bpomnu 3 METOIO MOIUIYKY IliH (Ha piBHI
BUPOOHHUKA) HA 3asBJICHY MEAUYHY TexHoorio ctanoM Ha 01.08.2022 (tabmuus 5).

Tabnus 5. 1iau Ha mikapcbkuii 3aci6 araicuaasa anbda B peepeHTHIX KpaiHax
Ta Kpainax CxigHoi €Bponu

Kpaina Hina 3a ¢uiakon Ilina B ekBiBaJIeHTI*
Anbanis?! BiCyTHS
Binopycn*? BiICyTHs
Bonrapis®? 2 553,20 neB 48 747,99 rpu
Bocnis i [epuerosuna® BiICYTHS
pewis® 1 313,74 eBpo 49 050,45 rpu
Ectonis®® BiZICyTHS
Jlarsiiiceka Pecry0Omika’’ BIJICYTHS
Jura’*® BiICYTHS
Monaosa®® BiZICyTHS
[liBaiuna Makenonis* BigCyTHS

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

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

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

3* https://www.fmoh.gov.ba/images/federalno_ministarstvo_zdravstva/preporucujemo/Odluka o listi_lijekova 2021.pdf
3Shttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 12-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

3¢ https://www.ravimiregister.ee/en/publichomepage.aspx ?pv=PublicDownloads
3https://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti?utm_source=https%3A%2F%2Fwww.google.com.ua%2F
Bhttps://ligoniukasa.lrv.1t/lt/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos

3http://www.cnam.md/?page=157
“Ohttps://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz? x_tr sl=mk& x_tr tl=ru& x_tr hl=ru& x_tr pto=sc
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Pecny6nika [Tonpmia®!

5 940,00 3moTnx 46 819,08 rpu

Pymynis*? 6 755,33 pymyHcbkux | 51 112,83 rpu
neu

Cep6ia® BifCyTHS

Cnosanpka Pecrry6mika*t 1 619,32 eBpo 60 459,74 rpu

Cnosenis® 1 538,14 eBpo 57 428,76 rpu

Vropmuna®® 436 939,00 popunTa | 40 268,74 TpH

Xopsaris?’ 11 946,54 kyu 59 324,13 rpu

Yecrpka PecrryOmika*®

37 479,26 yecbka 56 859,79 rpu
KpOHa

Yopuoropis®

BIJICYTHS

*3a oghiyitmum xkypcom HBY cmanom na 01.08.2022°°

OTxe, IHK Ha arajicuaasy aidb(da 3HalEeHO JuIle y mepemkax 9-tu 3 19 kpain
1 I[IHA 3a pe3yJbTatamu Topris, npoBenenux Il «MenuuHi 3akymiBial YKpaiHu» Ha
piBH1 38 403,00 rpH 3a 1 ¢nakoH, € HIKYOIO 32 LIHU peepeHTHUX KpaiH Ta KpaiH

CxigH0i €BpOony y TpUBHEBOMY €KBIBAJICHTI.

Takox BinnmosigHo 110 ucta MO3 Ykpainu Big 26.07.2022 Ne 25-01/16746/2-22
ta Bl 08.08.2022 Ne25-01/17921/2-22 miono MOUUIBHOCTI YKJIaJaHHS JIOTOBOPIB
KEpOBAHOTO JIOCTYMY YIOBHOBAKCHWM OpPraHOM OyJIO JIOAATKOBO IPOAHAJIi30BaHO
pexkoMeHnpaitii opranizamiii 3 OMT inmmx kpaiun mojo JI3 arancugasa ansda (Tabauis

6).
Ta6muis 6. Pexomenmariii opranizaiiii 3 OMT B iHmux kpainax mopo JI3 arancumasa
anbda
OMT opranizanis Pexomenpanisn®
HauionaabHuii OruiHka He MPOBOAUIACH

IHCTUTYT OXOPOHH
310POB’ i
AOCKOHAJIOCTI
MeIUYHOI JOIOMOI'H
Benaukoi bpuranii
(National Institute for

“https://www.gov.pl/web/zdrowie/obwieszczenia-ministra-zdrowia-w-sprawie-wykazu-refundowanych-lekow-srodkow-spozywczych-specjalnego-

przeznaczenia-zywieniowego-oraz-wyrobow-medycznych-ktory-wejdzie-w-zycie-1-lipca-2022-r

“https://cnas.ro/lista-medicamente/

Bhitps://www.rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
“https://www.health.gov.sk/Clanok?lieky202208
“https://www jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/

“http://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz gyogyfurdo tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegl

eges PUPHA .html

“Thttps://hzzo.hr/poslovni-subjekti/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
“Bhttps://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni
“https://fzocg.me/ckfinder/userfiles/files/folder 13/Lista%20ljekova%20decembar%202022 g.pdf
S%https://bank.gov.ua/ua/markets/exchangerates?date=01.08.2022&period=daily
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Health and Care
Excellence, NICE)3!

Koncopuiym 3
JiKapChKHX 32c00iB
HloTaanaii (Scottish
Medicines
Consortium, SMC)*

OrriHka HEe MPOBOAMIIACH

HauionanbHuil opran
3 IMTAHb OXOPOHH
310poB'sa @panuii
(Haute Autorité de
santé or French
National Authority
for Health, HAS),
2002

PexoMeHa0BaHO BKIIOYMTH Peraram 10 mepeniky
JIKapChKUX 3ac001B, JO03BOJICHUX JJII BUKOPUCTAHHS
yCTaHOBaMHU Ta PI3HUMHU JACPKAaBHUMH CTPYKTypaMu 3a
MOKa3aHHSAMU  Ta  JO3yBaHHSAM,  3a3HAYCHUM Y
peecTpaliftHOMY ITOCBITYCHHI.

Komiter Oaxae oTpumaTd JOJaTKOBI  JaHl  3a
pe3ynbTaTaMu MOHITOPUHTY TAII€HTIB uyepe3 12 MicsIiB.
ExoHoMiuHA OI[IHKA He MPOBOAWJIACD.

Kanaacbke areHTcTBO
JiKapChKHX 32C00iB
Ta MeIMYHUX
TexHoJoriu (The
Canadian Agency for
Drugs & Technologies
in Health, CADTH)*,
2004

He pexomengoBaHo.

BapricTe nikyBaHHS arajicujasoro ajnb(a cTaHOBUTH 239
200 nmonapis CIIA (8 747 209,12 rpH) (6e3 ypaxyBaHHs
po31p10HOT HaI0ABKH ) TS MAaIlieHTa 3 Macoro Tija 70 Kr i3
xBopoOoro  @abpi. 3asgBHUKOM He OyJio HaAaHO
JIOCTOBIPHOTO  JIOCTIKEHHS  €()EKTUBHOCTI  BUTpAT
JKapChKOTo 3ac00y.

Bapro 3ayBakuTH: eQeKTUBHICTh BUTPAT BUKOPUCTAHHS
arasicunasu anbda He OyJio TOBEJEHO 13 BUKOPUCTAHHSIM
3araJbHOTPUUHITHX KPUTEPIiB, Xoua I JIHIIE OJIWH 13
(bakTopiB, SIKi MOXKYTh OyTH BUKOPUCTaHI TIPU TPUHHATTI
OyZb-SIKOT'0 MOAAJIBILIOTO PIlIEHHS 010 (PIHAHCYBAHHS.
Arancunaza anbpa TPOJEMOHCTpyBajia O10JIOTTYHHMA
e eKT IS TIKyBaHHS TSDKKOTO 3aXBOPIOBAHHS, TP IKOMY
NAll€eHTH HE MalTh IHIIMX BapiaHTIB JIIKyBaHHS,
araiicujgaza anbda €  JOpOTOBapTICHUM  METOJOM
JiKyBaHHA. Bakko  OOIpyHTyBaTH  PEKOMEHAIIIIO
BiJIITKOAYBAHHS BUTPAT JJIS JTIKAPCHKOTO 3aCc00Y, SIKWM, Ha
JTaHWW 4Yac, Ma€ MaJio J0Ka3iB €(PEKTHMBHOCTI Ha OCHOBI
KJIHIYHUX KIHIIEBUX TOYOK. BidmkomayBaHHS arajicuaasu
anbda MiaHAT0 O MUTaHHS PIBHOCTI, OCKUIBKU JIIKAPChKi
3aco0u, AKi HEe TPOJAEMOHCTPYBaIu €(PEKTUBHOCTI BUTPAT
TUTST THITTIX 3aXBOPIOBaHb, 3a3BUYaH, HE
BIJINIKOJTIOBYIOThCHI.

ABcTpadniiicbKuii
KOHCYJIbTATUBHU U
KOMITeT 3

O1iHKa HEe MPOBOAUIACK.
UYepes Ilporpamy «Jliku, 1m0 pATYIOTH  KUTTS»
ABCTPANIIACHKUM ypsijl 3a0e3Meuy€e JOCTYIl Mali€HTIB, IS

SThttps://www.nice.org.uk/
S2https://www.scottishmedicines.org.uk/

53Haute Autorité de Santé - REPLAGAL 1mg/ml, solution a diluer pour perfusion (boite de 1 flacon de Sml)
S*https://www.cadth.ca/sites/default/files/cdr/complete/cdr_complete_Replagal 2004Nov24.pdf

35




Aeancuoasza anvpa nikyeanws nayienmis 3 xeopobor ®abpi 26.09.2022

bapmaneBTHYHMX
nepeBar
(Pharmaceutical
Benefits Advisory
Committee, PBAC),
2018>

JikyBaHHs xBopoOu Dabpi, Hapasi JOCTYIHI JIIKaApPChKi
3acobu: arancupasa anbda, arajcupaza Oera Ta
Mirasiacrar.>®

Jetanbnaa iH(OpMaIlis MOA0 3aralbHUX, MOYATKOBUX Ta
MOTOYHUX BUMOT IIOJI0 JOCTYIMY N0 JIKyBaHHS XBOpOOH
®abpi y pamkax nporpamu “JIikd, MmO pATYIOTh KUATTA
NPEICTaBICHa y BHCHOBKY YIOBHOBAXXEHOTO OpraHy
BUIIIC.

ArenrcTBo 3 OMT Ta
Tapu(HOI CUCTEMHU
Hoabi (Agencja
Oceny Technologii
Medycznych,
AOTMIT)”’

OuiHka He MPOBOAMNIIACH

IncTuryT sikocri i
epexTHUBHOCTI Y
CHCTEMI OXOPOHH
3nopoB’s HimeuunHu
(Institut fiir Qualitit
und
Wirtschaftlichkeit im
Gesundheitswesen,
IQWiG)*®

OuiHKa He MPOBOAMIIACH

ITagiiicbke areHTCTBO
3 JJikapcbKUX 32c00iB
(Agenzia Italiana del
Farmaco, AIFA)>

OrriHKa HEe MPOBOAMIIACH

ATreHTCTBO
(papmaneBTHYHOTO
MeHexMeHTy HoBol
3enannii
(Pharmaceutical
Management Agency,
PHARMAC) %

OuiHka He MPOBOAMIIACH

Hauionaabunid
IHCTHTYT 0XOpOHH
3nopoB's Hinepaanais
(Zorginstituut
Nederland, ZIN)®',
2012

3BIT IEPEOIIHKN TEPAIICBTUIHOTO 3HAYCHHS arajicuiasH
anbda Ta arancuaasu O6era A JiKyBaHHs XxBopoou Dabpi
y TIOPIBHSHHI 3 BIACYTHICTIO (pepMEHTHOI Tepamii Ta y
NOpIBHSAHHI Mk co0oro. [Ipu npoBenenHi ouinku B 2007
poui  Komirer ¢dapmaneruunoi gomomoru (CFH
Commissie Farmaceutische Hulp) aiiiioB BUCHOBKY, 110

SShttps://www.pbs.gov.au/pbs/search?term=agalsidase&search-type=medicines
SChttps://www.health.gov.au/sites/default/files/documents/2020/11/life-saving-drugs-program-fabry-disease-guidelines.pdf

SThttps://www.aotm.gov.pl/en/

¥https://www.iqwig.de/download/mb13-01_rapid-report_studien-bei-seltenen-erkrankungen.pdf

Shttps://www.aifa.gov.it/

https://pharmac.govt.nz/search?keyword=galufase
“Thttps://www.zorginstituutnederland.nl/zoeken?trefwoord=Agalsidase&search-submit=
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arajicujasa anbga Ta arajcujaza 6era MarTh J0JIaTKOBY
TEparneBTUYHY IepeBary y TMOPIBHAHHI 3 BiJICYTHICTIO
dbepmenTHoi Tepamii. Lle 0y10 yMOBOIO 11 THMYaCOBOTO
BKiroueHHs 10 [lomiTHKY moa0 JIIKapChKUX 3aco0iB IS
JikyBaHHS op(aHHHUX 3axBoproBaHb. 11[00 3anmumatucs
BKJIFOUEHHMH J0 MEPENiKy JIKapChbKUX 3ac001B, BUTPATU
MaloTh OyTH TepeoliHeHl uYepe3 4 PpOKM Micis
NONEepPeAHLOT0 BKJIIOYEHHA. JIJIs TMOBTOPHOI  OIIIHKH
HEOOX1JJHI JTOAATKOBI JlaHi Ipo (apMakoTeparneBTUUHY
I[IHHICTh JIKapChKUX 3ac00iB. TakuM 4YMHOM, MOBTOpPHA
OIliHKa 0a3yeTbCcs HE JMIIE Ha JaHUX OIMyOJIIKOBaHHX
JOCIIKEHb, & W Ha «OMMUTYBAaHHI PE3yJIbTATIBY, SKE
3asBHUK JIJIs1 IOBTOPHO1 OIIHKH TTpoBiB MK 2007 (t = 0) 1
2011 pokamu (t = 4).

Komiter 3a3Hauae, 1m0 HEOOXiIHI paHAOMI30BaHI
BUNPOOYBaHHS JIOCTaTHHOI SKOCTI Ta po3Mipy, 100
noBectu edekTuBHICTh Tepamii. OmyOmikoBani PKJI 3
araicuiazor0 anb(a Ta OeTa € HEBEJIMKUMH Ta HE
tpuBanumu. Ockinpkun PKJ[  ta iHHI  JgocTymHI
JOCITIKEHHS TIOKa3yI0Th, 110 3aCTOCYBaHHS (EPMEHTHOI
Tepanii € OUIbII COPUSTIUBUM, HIK TPUPOAHUIN mepedir
3axBoproBaHHs, KomiTeT BBaxkae, 1m0 (hepMeHTHa Tepanis
Ma€ JIOJATKOBY IIIHHICTh TMOPIBHSHO 3 BIJCYTHICTIO
dbepmentHoi  Tepamii. HemocrarHpo  nmaHmMx, 1100
CTBEP/KYBAaTU MPO MOXIMBY PI3HUIIO B €PEKTUBHOCTI
araicujasu anb(a Ta arancumasu Oera. YacTkoBO Ha
MiJICTaBl IHIIUX KPUTEPIiB Mpemapatd MOXHA BBaXKATH
TEPaNeBTUYHO €KBIBAJICHTHUMH. KOMITET peKoMeHay€
dbepmenTHy  Tepamito  arancugazoro  anbha  abo
arajcuaa3or0 0OeTa, OCKIIBKH € JOKa3W TOro, Io Il
npenapatd  Oulbll  €(EeKTUBHI, HDK  BIJICYTHICTb
(bepmMeHTHOI Tepartii.

3 1 motoro 2002 p. BapTicTh arancuaasu aibda ta Oera
BIJIIIKOJOBYBaJIach 31 CXeMHU CyOCHAyBaHHsS oOp(aHHHX
nmpemnapariB, OCKIIBKM — TepaleBTUYHA IIHHICTh Ta
e(eKTUBHICTh IIe HEe OyJiM MOBHICTIO 3po3yMuli. Takum
YUHOM, MeTa i€l cyOcumali mojsrajga B TOMY, 100
JTOCTIINTH TEPaneBTUYHY I[IHHICTh Ta €(QEKTHBHICTH
JIKyBaHHS Ha TIPAKTHI, 1 BOJHOYAC JIO3BOJIUTH
BIIIIOBITHUM MarcHTam JKyBaTUCS €ITUHUMU
JNOCTYIMHUMHU  JIIKAPCBKUMH  3aco0aMu ISl LbOTO
3axBoproBaHHs. Y uepBHI 2007 p. arajicunasy aibda Ta
O0era THM4YacoBO BKIOYWIM a0 [lomiTukM 11010
JIKapCchKUX  3aco0iB I JIIKyBaHHS  op(daHHHX
3axBoproBanb (100% BiamikoayBaHHS).
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Cranom Ha 2010 pik BapTicTh araicuaasu aibda (3,5 mr)
craHoBuia 1910 espo (71 312,71 rphn).

CepenHi BUTpaTH Ha OJHOTO IAIIEHTA, KUK JIKyBaBCS
arancuaasoro anbda, omintoBaucs B 198 744 espo (7 420
405,37 rpH) Ha pIK.

Cranom Ha 2010 pik BapticTh arancujazu Oera (35 mr)
ctaHoBUTh 3 739,56 eBpo (139 622,08 rpH), araiacugasu
oeta (5 mr) — 540 eBpo (20 161,71 rpH).

CepenHi BUTpaTH HAa OJIHOTO TAIIEHTA, SIKUM JIIKYETHCS
arajicujia3zoro 0eta, oriHThCS B 194 740 eBpo (7 270
019,01 rpn) Ha pik.

Po3paxyHok nmx BHUTpar 0Oa3yBaBcs Ha CEpelHIM Basi
JOpOCIJIOro, M0 CTaHOBUTH 70 Kr. DapMakOeKOHOMIYHY
OIIHKY OyJI0O TPOBEJECHO 3 BHUKOPUCTAHHSIM METOIB
BapTICTh-€()EKTUBHICTh Ta BAPTICTh-KOPHUCTD.

Pesynbrat mocmimkeHHsT €(EKTUBHOCTI TMOKa3alld, IO
JIKyBaHHS arajcuaa3or anbda abo 6era Mpu3BOIUTH 10
0,7 nomatkoBux pokiB 0Oe3 ypaxkenHs opraniB (0,8 y
yosoBikiB 1 0,6 y xiHok) Ta 0,7 nogatkoBux QALY (0,8 y
40J10BiKIB 1 0,7 y *IHOK) 3 qUCKOHTYBaHHsAM 1,5% Tta 1,5
JI0JIATKOBHX POKIB 0€3 ypaxeHHs opradis (1,6 y 40JI0BIKiB
11,3 y xiHok) Ta 1,6 nogatkoBux QALY (1,7 y 4onoBikiB
11,4 y KiHOK) 0€3 AUCKOHTYBaHHSI.

Butpartu Ha jiKyBaHHS 3 TUCKOHTYBAHHIM 4%

arajcujasa CTaHJapTHA Pi3HUISA
ansda abo | Teparis (€Bpo) (eBpo)
oeta (eBpo)

YOJIOBIKHTKIH 2504 727 83 772 2420956
KA (93 517 (3127 753,28 (90 390
739,64 rpH) TpH ) 023,70 rpH)
YOJIOBIKH 2433 824 85305 2348 519
(90 870 (3184 990,13 (87 685
469,78 TpH) TPH) 479,64 rpH)
KIHKH 2516273 81 624 2 434 649
(93 948 (3047 554,48 (90 901
826,87 rpH) T'PH) 272,40 TpH)

Burtpatu Ha jikyBaHHS 0€3 TUCKOHTYBaHHS

arancuaasa CTaHJapTHA PI3HUIISL
anbda abo | Tepamis (€Bpo) (eBpo)
oera (eBpO)
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YOJIOBIKU+KIH 9918 352 270 964 9647 388
KH (370 316 (10 116 (360 199
549,45rpH ) 847,39 rpH) 702,06 rpH)
YOJIOBIKH 9615920 727 892 9343 082
(359 024 (27 176 (348 837
797,08 TpH) 939,66 rpH) 981,09 rpH)
KIHKA 10 056 623 267 517 9789 106
(375479 (9913 475,47 (365 490
104,64 rpH) IpH) 956,17 rpH)
[HKpeMeHTanbHUII TMOKa3HUK €(PEKTUBHOCTI  BHUTpAT
(ICER) nnst @3T y mopiBHSIHHI 31 CTaHAPTHOIO TE€PAITi€r0
CTAaHOBUTH
ICER ICER
3 TUCKOHTYBaHHSIM | 0€3 JUCKOHTYBaHHS
(eBpo) (eBpo)
YOJIOBIKHUHKIHKH
JTIOJTATKOB1 BUTpaTH 3318 239 6 560 885
Ha pik 6e3 (123 891 430,42 (244 960 482,80
ypakeHHS OpraHiB TPH) TPH)
QALY 3282252 6 065 529
(122 547 801,80 (226 465 623,51
I'pH) IPH)
YOJIOBIKH
JIOJTAaTKOB1 BUTpaTH 2982 022 5917 091
Ha pik 6e3 (111 338264,40 (220 923 468,12
ypakeHHS OpraHiB TPH) TPH)
QALY 2947 380 5451797
(110 044 853,37 (203 551 018,70
T'PH) IPH)
KIHKH
JOJITATKOBI BUTPATH 3797767 7527013
Ha pik 0e3 (141 795 327,60 (281 032 320,87
Ypa)KeHHS OpraHiB I'pH) TpH)
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QALY 3742702 6 955612
(139739 393,22 (261 191 667,44
TPH) TPH)

AKaneMiuyHMi  MEAMYHUNA LEHTP CTBEPJUKYE, IO
arancuaasa anbda 1 6eTa IeMOHCTPYIOTh JIUIIIE HEBETUKY
KOPHUCTH JJIsl 3I0POB’S B KOTOPTI BiJ HapomkeHHs 10 70
POKIB, SIKITIO MAIIEHTH MOYHWHAIOTh (PEPMEHTHY TEpalliio,
SIK TUIbKU 3’ SIBIISIIOTHCSI cUMITOMH. OCKUTBKH (hepMEHTHA
Tepamiss € goporoBapTicHuM  JikyBaHHsAM, [CER
CTAaHOBUTh MIIBHOHU €BpO. Pi3HULA MiX JIIKyBaHHSAM
arajicua3oro ajnbda Ta 6eTa He BUBUAJIACs, OCKUIBKH JIaHi
€ oOmexxeHMMH. Yepe3 BHCOKI BHUTpaTH, IOB’A3aHI 3
JIKYBaHHSM, BaXJIMBO OOMEXUTH HOTO BUKOPUCTAHHS JIJIS
THX TPYII, K1 OTPUMAIOTh BiJ HLOI'O HAMOUIBIITY KOPUCTD.
[Toka3zHuK e(hEeKTUBHOCTI BUTpAT arajcujaasu aiabha abo
OeTa OPIBHSHO 31 CTAaHAAPTHUM JIIKYBaHHSIM y 0a30BOMY
cueHapii cranoBuTh 3 282 252 eBpo (122 547 801,80 rpn)
3a QALY. ICER uytnuBuii 10 3MiHH BapTOCTI arajacuaasu
anbda Ta Oeta, UMOBIPHOCTEH MEPEX0ay MK CTaHAMH,
KOPHUCHOCTI Ta TOTO, UM BKIItoUanuch iHridiropu AIID abo
BPA (6ioxaropu peuentopiB aHrioTeH3uHy). JlikyBaHHs
@O3T € HaOUTBII EKOHOMIYHO €()EKTUBHUM Y YOJIOBIKIB 13
KJIACUYHOIO MYTAll€0, SKI PO3NOYMHAIOTH (PEPMEHTHY
Tepamilo ojpa3y MICiAs TOSBM CUMITOMIB, ajie He
nikyroTbes iHriditopamu AII® abo BPA.

JlixyBannst @3T € HaiimMeHII peHTAOEIbHUM Yy KIHOK, SIKI
orpuMytoTh 1HTIOITOpH AIID a6o BPA micns mosiBu
CHUMIITOMIB.

KowmiTeT BBaxkae, 0 pe3yJbTaTH JOCIIKEHHS HAAal0Th
JOCTATHIO MIATPUMKY JIJIs1 BCTAHOBJICHHS PeHTA0EIbHOCTI
Ta e(pEeKTUBHOCTI BUKOPHUCTAHHS arajicuuasu aiabha Ta
Oera y marieHTiB i3 xBopobOoto @Dabpi B KIIHIYHIN
npaktuii Higepmanais.

IncruryT kainivunx | O1iHKa HE TPOBOANIIACH

TA €KOHOMIYHMX
pocaigkens CIINA
(Institute for Clinical
and Economic
Review, ICER)®

*0/151 NOPIBHIOBAHOCMIT APMOCMI 8 2DH BKA3AHI 8 NEPEPAXYHK) 8I0N08IOHO 00 oghiyitinoeo kypcy HBEY
cmanom na 01.08.2022%

https://icer.org
https://bank.gov.ua/ua/markets/exchangerates
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5) maHi moa0 KopekTHOCTI iHGopmanii NMpo HasABHICTHL a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIHIYHUX TIepeBar 3acTOCYBAaHHSI JIKApCbKOro 3acoly
MOPIiBHAAHO 3 IHIIUM JIKapCbKUM 32c000M 200 iHIIOK MEIUYHOI0 TEXHOJIOTIEI0
(a0o ix BimCyTHOCTI), Ha/JlaHi 3asIBHUKOM

Bignosigno go m.7 Iopsaky nepxkaBaa OMT 3a CKOpOYECHOIO IPOLEAYPOIO HE
nepeadoavae NpoBeJACHHS EKCIEPTU3H MOJaHUX 3assBHUKOM 3asIBU 1 I0Ch€, HA MiACTaB1
SAKUX MOXHa 3p0OUTH BUCHOBOK IPO KOPEKTHICTh HAJaHO1 1H(POpMAILIii.

4. PexomeHaanii 010 BKJIYEHHS (BUKJIIOYEHHS) JIKAPCHKOr0 3ac00y /10
(3) HaumioHaJbHOr0 mepesiky OCHOBHHMX JIIKAPCBKHX 3aco0iB Ta (a0o0)
HOMEHKJIATYp (mepeJiKiB, CIIUCKIB, PEECTpPiB), 0 3aAKYNOBYIOTHCS 32 KOUITH
JAePKABHOTO OKOIKETY JJI BAKOHAHHSA MPOTrPaM Ta 37iiiCHeHHS eHTPAaJIi30BaHHUX
3aX0/diB 3 OXOPOHHU 370pOB’sl, Ta (a00) pekoMeHAaNil {00 3aCTOCYBAHHS JIsI
nijieil OXOpPOHM 3I0POB’Sl JIIKAPCBKOro 3acoly, oImiara, 3aKkymiBjas a0o
BiAIIKOAYBAaHHS BAPTOCTi SIKOT0 3AIMCHIOETHCS 3 METO0 BHUKOHAHHS
perioHaJiIbHUX HNUILOBUX MNPOrpaM 3 OXOPOHM 3[0pPOB’sl, IO MOBHICTH) YH
YacTKOBO (PIHAHCYIOTHCH 32 PaxXyHOK KOWITIB MicueBUX OmI:keTiB, Ta (a00)
pexoMeHaanii o0 YKJIaJeHHsA a00 NMPoa0BKeHHA il (MpoJioHTaIlii) 710roBopiB
KEepPOBaHOro A0cTyny Ta (a00) iHIi pekoMeHnaauii y pa3i He00XiAHOCTI YXBaJICHHSH
pillIeHb B CUCTEMI OXOPOHHM 310POB’sl

Cranom Ha 26.09.2022 BianmoBiaHo a0 3BepHeHHST MO3 VYkpaiHu npoBeneHO
nepxaBHy OMT 3a CKOpOUE€HO MPOIIEAYPOIO JIKAPChKOTo 3ac00y arancuaasa ajibda
JUTSL JIIKYBaHHS TMAlI€HTIB 3 XBopoOoro dadpi Ha BUKOHAHHS MIANYHKTY 3 MyHKTY 4
noctanoBu Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takoxk MiMyHKTIB
5, 7 nynkty 8 Ilopsiaky mpoBeneHHS JEp’KaBHOI OIIHKM MEAMYHUX TEXHOJOTIMH,
3aTBepKEeHOT0 TocTaHoBoto Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a
caMeé 3 IMJCTaB OIIHKKA JIONUIBHOCTI BUKJIIOYEHHS JIIKAPCBKOTO  3aco0y
3 HOMEHKJIaTypH, 110 3aKYNOBYIOTbCS 3@ KOIUTH JEPKABHOIO OIODKETY s
BUKOHAHHSI POTPaM Ta 31HCHEHHS [IEHTPATI30BaHUX 3aXO0/IIB 3 OXOPOHH 370POB’ S Ta
11010 JIOIIJIBHOCTI YKJIaaHHS JIOTOBOPIB KEPOBAHOTO JIOCTYITY JI0 JIKAPChKOT0 3aC00y
arancuaasa ainbda. Binmosinao mo .22 [Topsnky BHCHOBOK YITOBHOBaKEHOTO OpraHy
Ma€ peKOMEHIAIINHUN XapaKTep.

B PeecTpi MeIUKO-TEXHOJOTIYHUX JTOKYMEHTIB 31 CTaHAAPTHU3ALIl MEIUYHOL
JOTIOMOT'M  BIZICYTHI Tajiy3eBl CTaHAapTH y c¢epl OXOpOHU 3JI0pOB A YKpaiHH
(cTanmapT MEeIMYHOI JOMOMOTH, KJIIHIYHUN MPOTOKOJI) IIOJO0 JIIKYBaHHS XBOpoOU
dabpi.

B pesynbraTi aHamizy MDKHAPOAHUX TPETUHHUX JKEpesl BCTAHOBJIEHO, WIO
depmenTHa 3amicHa Tepamis (araicumazor anb(a abo arancupazoro Oera) €
pEeKOMEHJ0OBaHA JiJId JIIKyBaHHS TAIIE€HTIB 3 xBopoboro @Dabpi. 3rigHo 3
KOHCEHCYCHUMHU peKOMeHaIissMu €Bpomneiicbkoi pododoi rpymu dadpi (2015 p.),
MDKHApOJHOI TIpynu ekcnepTiB 3 XxBopoou @adpi (2018 p.), KOHCeHCycHUMU
pekomenaamissMu  excrneptie @paunuii (2019 p.), HamioHanbHHUM TPOTOKOJIOM
HanionansHOro ynpasiiHHS OXOpoHU 3740poB's @panuii (2021 p.), pexkomeHaaisMu
CiIy>k0u oxopoHnu 310poB’s Ipnanaii (2022 p.), KomiteTy 3 piKiCHUX 3aXBOpPIOBaHb
bpasunscekoro  toBapucTtBa  Hedposorii (2022 p.) Ta  KOHCEHCYCHUMH
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pekomenaamisMu Typeuuunu (2022 p.) mamieHTam 4YOJOBIUOi CTaTi 3 KJIACHYHUM
dbenotunoMm (epMeHTHA 3aMiCHA Teparisi PEeKOMEHJI0BaHAa HaBiTh 3a BIJACYTHOCTI
CUMIITOMIB; MAaIlleHTaM YOJIOBIYOi cTaTi 3 (DEHOTHUIIOM 3 MI3HIM MOYATKOM, a TaKOXK
narieHTaM >KiHO4YOi cTaTi 3 KJIAaCMYHUM (PEeHOTUIIOM Ta 3 (EHOTHIOM 3 IMi3HIM
noyaTtkoM (pepMEHTHA 3aMiCHA Teparisi peKOMEHJIO0BaHa 3a HAasSBHOCTI CUMIITOMIB Ta
KJIIHIYHUX O3HAaK Ypa)K€HHs OCHOBHUX opraHiB (Hupkwu, cepue, [IHC), mo xapakrepHi
1151 XBOpoOu Dabdpi.

PekoMeHiOoBaHMI BIK TOYaTKYy JIKyBaHHA MAall€HTIB YOJIOBIYOI CTaTi 3
KJIACUYHUM (DEHOTHUIIOM BIJPI3HAETHCS 33 JAHUMU MIKHAPOJIHUX TPETUHHUX JIKEPEIL:
3 16 pokiB 3a nanumu €Bpormneiicbkoi podouoi rpynu ®adpi (2015 p.); 3 7-8 pokis
3rigHo 3 HationaneauM npoTtokosioM HaiioHansHOTO ynpaBiiHHS OXOPOHHU 3710POB's
Opanmii (2021 p.) Ta pexkoMmenpamisMu KowmiTeTy 3 piAKICHMX 3aXBOPIOBaHb
bpasunbscekoro TtoBapucTBa Hedposorii (2022 p.); 3 10 pokiB 3a BiJACYTHOCTI
CUMIITOMIB 32 KOHCEHCYCHUMHM pekomeHamisiMu Typeaunnn (2022 p.).

JIyis mari€eHTiB JKiHOYOI cTaTi 13 0e3cMMOTOMHHMM Tiepebirom xBopodu Dabdpi
pexomenoBaHo mpoBoauTu XCI-tectyBanns (X chromosome inactivation testing) Ta,
y pasi BUSBIEHHs ekcrpecii MytanTHoro anenss GLA, po3misiHyTH MOXKIIHBICTH
npoBeneHHsT (PepMEHTHOI 3aMiCHOI Tepamii (KOHCEHCYCHI peKOMEHJAIlli eKCIepTiB
Opanii (2019 p.), Hanionaneauii npotokon HaiioHanbHOTO ynpaBiiiHHS OXOPOHH
3nopoB'ss @panuii (2021 p.) ta pexomenganii Komitery 3 piaKICHUX 3aXBOPIOBAHb
Bbpasunbscekoro ToBapuctsa Hedposorii (2022 p.)).

3a pe3yabTaTaMH TOMIYKY BTOPHHHHX JDKEPENT JTOKAa30BHX JaHUX IIOJIO0
MOPIBHSUIBHOI KJIIHIYHOT €(PEeKTUBHOCTI Ta OE3MeKu arajcuiasu anbda, arajicuiaazu
Oera Ta HallKpamioi MiATPUMYIOUOI Tepamii AJig JIIKyBaHHS Malli€HTIB 3 XBOPOOOIO
®abpi npeacTaBiIeHoO Ta npoaHanizoBaHo KokpaHiBChkuii cuctemMaTuanuii orysig El
Dib R. et al., 2016 (BucoKOi METOAOJIOTTYHOT IKOCT1) Ta CHCTEMATHYHHI OTJISI 3 METa-
aHaii3oM mpornopiiii koroptHux nocmimkens El Dib R. et al.,, 2017 (npuiiHATHOT
METOO0JIOTTYHOT STKOCT1).

3a pe3yabTaramMu cucTeMaTuaHoro orisiny £I Dib R. et al., 2016 Ha OCHOBI JaHUX
MAIIEHTIB YOJOBIYOi CTAaTi KOPHUCTh arajicujiasu aibda MOPIBHAHO 3 Ianedo i3
CTATUCTUYHO 3HAYYIIOK pI3HUIICI Oyja mpojaeMoHCTpoBaHa Ioao piBHIB Gb3 y
MiOKap/ii B epioJ1 JiKyBaHHS BiJ Tpbox A0 mectu Micsiis (MD 0,07 95% CI Bix 0,35
1o 0,49; nocmimxenns Hughes et al., 2008); moa0 KOPOTKOi OIIHKHA TSHKKOCT1 00JI10
(mocmimxennsa Schiffmann et al., 2001) B yciX JIOCIIJKYBaHUX IMI1JKAaTErOpisxX:
TPUBATICTH JIKYBaHHS Bil OJTHOTO 710 Tpbox MicauiB (MD -2,10, 95% CI Bixg -3,79 no
-0,41), Big Tprox 1o 1’ sty MicsuiB (MD -1,90, 95% CI Bix -3,65 o -0,15), Big ’situ
1o mectu Micsiis (MD -2,00, 95% CI Bix -3,66 1o -0,34); 3a pe3yibraTaMu OL[IHKH
SKOCTI KHUTTS, TIOB’SI3aHOT 3 TSHKKICTIO Oot0  (mocmipkeHHs Schiffmann et al., 2001) y
nepiod micas AT 1 1o mectu Micsamis (MD -2,10, 95% CI Bix -3,92 o -0,28).
Pesynwratu ominku [1P Ta sikocTi skutTs BiacyTHi. He Oyino BHUSBIEHO CTaTUCTUYHO
3HAYYL[O1 PI3HMII MIXK TpylaMH JIIKyBaHHS 32 HACTYNHUMHU KIHIEBHUMHU TOUYKAMU:
3miHa koHmeHtparii Gb3 y mmaswmi, piBeabr Gb3 B ocani cedi i y TKaHMHAX HUPOK,
OIlIHKA SIKOCT1 JKUTTS, TOB’SA3aHOI 3 TSKKICTIO OO0 y TIEPioJ Bil OJHOTO O TPHOX
MICSIIB Ta BiJ TPhOX MO I’SITA MICSIB, OIlIHKAa ()YHKIII HHPOK, OIIHKA JaHHUX
exokapaiorpadii.
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CucreMaTMyHUl OIS 3 METa-aHAI30M MPOMOPIIA KOTOPTHUX KIIHIYHUX
nocmipkerab El Dib R. et al., 2017 BxmouaB mani 15 305 (1,8% putsdoro Biky)
MAIIEHTIB K YOJIOBIUOT TakK 1 )KIHOYO1 CTaTi, cepeAniil Bik sikux 35,1 pik, 13 cepeaHim
NePioJIOM CIIOCTEPEKEHHS 3,8 POKY; MeTa-aHaji3 MpOIOopIIii MPOBEICHO 3a JaHUMU 39
JOCIIIKEHB. 3a pe3yjbTaTaMu BCTAHOBJICHO, 1[0 CMEPTHICTH B yCIX MPUYUH Oyia
BUIIIOIO Y MAIIE€HTIB, Kl HE oTpuMyBayin JikyBaHHA (10,8%), moTiM y mali€HTIB, SKi
oTpuMyBaJIH arajcuaasy anbda (9%) 1 arancuaasy oeta (4,4%). He Oyio cratucTuaHo
3HAUYIIOi PI3HMII 32 KIHIIEBUMU TOYKAMHU MOPYIIEHHS 3 OOKYy HHMpPOK Ta CEpILEBO-
CYJIMHHI MMOPYLIEHHS y pe3yJbTaTax Malll€HTIB, sIKI OTPUMYBAJIU arajicujiasy aibga ta
NAIl€HTIB, SKI HE OTPUMYBaJM Tepamiio, ado OTpUMYyBaIM arajicujaasy oOera.
Crnocrepiranucsi BIIMIHHOCTI Ha KOPHUCTh arajcuja3ud OeTa 3a KIHIIEBOIO TOYKOIO
1epeOpPOBACKY/ISIpHI TIOPYIISHHS TOPIBHAHO 3 MAaIll€HTaMH, $KI OTPUMYBAJIH
arajicuyiazy ainbda; He OyJI0 CTAaTUCTUYHO 3HAUYIIO1 PI3HUII Y pe3yJIbTATl B MAIIEHTIB,
K1 OTPUMYBAJIM arajcujaly ajbda MOPIBHIHO 3 Mallil€HTaMH, SIKI HE OTPUMYBAJIU
nikyBanHd. He Oyno crarmcTnyHO 3HAYymIOl pi3HUIN y YacTOTI MOOIYHUX €(EKTiB
cepe/1 MallieHTIB, SIKI OTPUMYBAJIM arajicuaasy ajibda, arajcuaazy 0eTa Ta narieHTaMH,
K1 HE OTPUMYBAJIH JIIKyBaHHs. BapTo 3a3HaunTH, 1110 JAHUN CUCTEMaTUYHUMA OTJISI 3
MeTa-aHaIi30M MPOMOPIiA Mae HU3KY oOMexeHb. [Ipu iHTeprpeTalii pe3yiabTaTiB
NOTPiOHO BpPAaxXOBYBaTH 3HAYHY HEOJHOPITHICTH KIIIHIYHUX pPeE3yibTaTiB y BCIX
JOCIIIKYBaHUX Tpynax. ABTOPH IPUITYCKAIOTh, IO MOSICHEHHSIM ITi€1 HEOJHOPITHOCTI
MOXYTh OyTH SIK KJIIHIYHI, TaK 1 METOJIOJIOT1YHI BIAMIHHOCTI. OCKUIbKY y MyOiKaiii
iHpopmarliis, IMOA0 BKIYEHUX JOCIIDKCHb JO0 MeTa-aHajaizy IpOomopIii
MPE/ICTaBIICHA HEJOCTATHHO JICTAILHO, MOYKHA TIPUITYCTUTH, 110 HA PE3YIbTATH MOTJIA
BIUIMHYTH HEOJIHOPIAHICTh MOMyJsALli ((PEHOTHUII, TAKKICTh 3aXBOPIOBAHHS, CYITYTHS
MIATOJIOTs1), PI3HUH MEP10J CIOCTEPEKEHHS Ta TPUBAIICTH Teparii. ABTOPH IJIaHYBaIH
MIPOBECTH aHai3 YYTJIWUBOCTI 3a BIKOM Ta TIEPIOJIOM CIOCTEPEKEHHS, CTATTIO Ta
dbenotunomM. OHaK KUTBKOCTI TOCIIKEHb, K1 6 MICTHIHM 1HGOPMAITIO 1100 CTaTi Ta
dbeHotuy OyJ0 HEIOCTAaTHHO, MO0 MPOBECTH aHa3 YYTIMBOCTI 3a JaHUMH
napameTpamH.

[{ina Ha arancunasy anbda 3a pe3ysabraraMmu Topris, npoBeaeHux I «Meauuani
3aKkymiBil YkpaiHu» cranom Ha auctonan 2021 wa pisai 38 403,00 rpu 3a 1 dnakoH, €
HUKYOI0 3a IiHU pedepeHTHuX KpaiH Ta KpaiH CximHoi €Bpomnu y TPUBHEBOMY
CKBIBAJICHTI.

AHaJi3 BUTpAT HAa OJJHE BBEJICHHS Ta HA PIYHUN KypC 3aCTOCYBaHHS arajicuaa3u
anbga 118 JTiKyBaHHs XxBopoou Dadpi HA OJTHOTO MAIlIEHTA 32 3aKyM1BEJIBHOIO I[IHOIO 3
OCTaHHBOT'O 3aBEPIICHOTO TEHJEPY 3a JAHUMH EJEKTPOHHOI CHCTEMHU IyOJIYHUX
3aKkymiBesb Prozorro, ctanoBisath 3 993 912,00 rpH ayist nopocioro naiienra ta 1 996
956,00 rpH Ha oaHy nuTHUHY. JIIKyBaHHS arajcuja3or ajdb(a € MEHII BUTPATHUM
MOPIBHSHO 13 JIIKYBAaHHSIM arajicuaa3oro 0eTa, pi3HUIIS BUTPAT JJis JIIKyBaHHS OJTHOTO
nopociioro mnaiieHTa Ha 1 pik ctaHoBUTH 182 546,00 rpH, ans onHiel autuHH - 91
273,00 rpH.

PesynpraTti aHamizy BIUIMBY Ha IMOKAa3HUKH OIOJDKETy araicuaasu aimbda y
paMKax JFYOro CIEHapilo IS JIIKyBaHHS 5 TAaIll€EHTIB 3a CTaHIapTU30BaHUM
n11x010M cTaHOBIATH 19 969 560,00 rpH, 3a inauBiAyanizoBaHuM - 24 961 950,00 rpH.
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3M0/1eJIbOBaHUH BIUTMB Ha OFOHKET JIIKAPCHKOTO 3ac00y aranicujiaza aiabda 0yso
MOPIBHSHO 13 PEKOMEHAOBAaHMMH 3HAUCHHSIMU LIKAJIW BIUIMBY Ha OIOJKET B YKpaiHi,
BIJIMOBIHO JI0 aKTyajli30BaHWX 3HAYCHb PEKOMEHIOBAHOI IIKAJIM OIIHKW BIUIMBY Ha
Oro/pkeT B YKpaiHi Ha MiJCTaBl JaHUX Jep>KaBHUX BUTPAT Ha JIKapchki 3acobu y 2021
poIIi, Ta BCTAHOBJICHO, 0 MPHU 3aKyMiBIl arajicuaasu ajibga, BIULIMB Ha OroKeT Ha 1
pIK IIpU CTaHJAPTU30BAaHOMY MIAX0MA1 OyJie HE3HAUHUM (BapTICTh HE nepeBunrye 20
MJIH TpH), a MNpHU IHIMBIAyaJdi30BaHOMY miaAxoal Oyzae MOMIpHUM (BapTiCTh
3HAXOAMTHCH y Alana3oHi Big 20 MiH A0 38 MJIH TpH).

3a pe3ysibTaTaMu aHaJli3y peKoMeHaIi opranizamiit 3 OMT iHmmMX Kpail 1moa0
JIKapChKOTro 3aco0y arajicujasa anb(a BUSBICHO HACTYNHY 1H(OpMAIliI0: TO3UTHUBHI
peKoMeHalli, IpoTe 3 ypaxyBaHHSIM BiAnoBigHUX yMOB - HAS, 2002 (®panuis);
HeratuBHI pekomenaanii - CADTH, 2004 (Kanana); orinka He npoBojauiiack - NICE
(Benuka bpuranis), SMC (Illotnaunais), PBAC (Ascrpanis), AOTMIiT (Ilonbmia),
IQWIG (Himeuuuna), AIFA (Iranis), ICER (CILIA), PHARMAC (HoBa 3enannuis);
BCTAHOBJICHO JToAaHy KiiHIYHY KOopucTh ZIN, 2012 (Higepnaumu), 3a pe3yiabTaTaMu
aHami3y e(h)eKTUBHOCTI BUTPAT y MOPIBHSAHHI 3 BIZICYTHICTIO JiKyBaHHs moka3HUK I[CER
arancugaszu anbda abo O6era MOPIBHIHO 31 CTAHAAPTHUM JIIKYBaHHSM y 0a30BOMY
crieHapii ctaHoBuB 3,3 MinbioHa €Bpo (1o 3a odimiiitaum kypcom HBY cranom Ha
01.08.2022 exsiBanentHo 123 210 450 rpH) 3a QALY. B ABcTpanii arancunasa anbda
BIJIIITKOZOBYETHCS Y paMKaXx MporpamMu «JIiKku, 1Mo pSITyIOTh KATTS.

BpaxoByroun nopatkoBe 3BepHeHHS MO3 miono HagaHHs 1H(opmauii mpo
JOLIIBHICTh YKJIAJaHHS JIOTOBOPIB KEPOBAHOTO JOCTYIy 3BEPTAEMO YBary, UIO
nepxaBHa OMT 3a CKOpOuUeHOIO TPOIEAYpOI0 HE Tepeadadae MPOBEACHHS
(hapMaKOEeKOHOMIYHOI'O aHaJli3y 1 BUCHOBOK Mae€ TEBHI OOMEXKEHHS, a caMe BIJICYTHI
pe3yibTaTH PO3PAaXxOBAHOTO 1HKPEMEHTAJbHOTO MOKa3HHKAa €()EKTUBHOCTI BUTPAT
ICER (skmio JoIiibHO) Ta PEKOMEHJIOBAHWH BIJICOTOK 3HIDKKH, HEOOXITHI IJIs
JOCSITHEHHSI €)eKTUBHOCT1 BUTPAT 3T1THO PEKOMEHI0BaHKUX rpaHnYHKX 3HaueHb [CER
B YKpaiHi.

3asBiueHWd  JiKapchkuit  3aci0  araicumaza  anbda €  OpUTIHAIBHUM,
BHCOKOBAPTICHUM, OJHO/DKEPEIbHIM Ha PUHKY YKpaiHU Ta B CBIiTi, pe3yJbTaTu
omiHok OMT opranizamiii iHmux kpaid moxao JI3 arancupaza ambda cBigYaTh Mpo
BUCOKI 3HaueHHs moka3HUKiB ICER (mopiBHSHO 13 HalKpamow MiATPUMYIOUOIO
Tepariero), 1o MePEeBUIYIOTh PEKOMEH1I0BaHI TPaHUYHI 3HAUSHHS.

3a pe3ynbTaraMu 3acijaHHs EKCHepTHOro KOMITETY 3 OLIHKH MEIUYHUX
TexHoJiorii  JlepkaBHoro  mignpueMcTtBa  «JlepkaBHUN ~ eKCNIEPTHUH  LEHTP
MiHicTepcTBa OXOPOHH 3/10pOB'st YKpaiHnuy», 1o Biaoynock 23.09.2022, 6yno HagaHO
HACTYITHI peKOMeHaIli.

Arancunaza anbpa — OpUTIHAIbHHUIA, BHCOKOBAPTICHHUM, OJHOIKEPEIbHUIM
npenapar Ha pUHKY YKpaiHu Ta B CBITi, MIPU3HAYEHUN IS JIIKYBaHHS Op(aHHOTO
3aXBOPIOBAaHHS MAIllEHTIB 3 XBOpoOoro Padpi. BinmoBigHO 10 NaHUX, HAJAHUX Y
nonmatky go aucta MO3 Big 09.06.2022 No25-01/12931/2-22, ctanom Ha 2022 pik
KUTBKICTD MaIi€HTIB 13 XBOpoOoto Pabdpi ckinagae 16 oci6 Bikom Big 15 10 59 pokis, 3
HUX 5 — OTPUMYIOTh arajicujasy aibda.
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Ominka KIiHIYHOT e(PeKTUBHOCTI Ta Oe3meKku arajicuaasa ajabda Ui JiKyBaHHS
xBopoOu Pabpi y maimieHTIB Oyb-SKOT0 BIKY MOPIBHSHO 3 arajicuaa3orn Oera abo
HAWKpaIow MiATPUMYIOUOIO TEPAIi€l0 BUBYAIACH 32 PE3YJIbTATAMH CHCTEMAaTHYHOTO
ormany (n = 9). Sxicte gokasiB 3a migxomoM GRADE ominena 28 aBropamu
CUCTEMATUYHOTO OTJISIAY BIJl HU3BKOI /10 Ty’K€ HU3bKO1, 30KpeMa uepe3 BUCOKUM PU3UK
KOH(JIIKTY 1HTE€pECIB.

IcTOoTHOT pi3HUII MiX IpyHaMU 110JI0 CMEPTHOCTI BiJl OYIb-SIKUX IPUYUH HE OYJI0
BUSBIICHO MDK TpylaMu NAlI€HTIB, Kl HE OTPUMYBAIM JIIKYBaHHS Ta THMH, SIKI
OTPUMYBAJIM arajicujiasy ajibda Ta arajicuaasy oera.

3a KIHIIEBUMU TOYKaMH “NOpPYHIEHHS 3 OOKYy HHUpPOK’ Ta ‘“‘cepleBO-CyAMHHI
MOpYIIEHHS CTATUCTHYHO 3HAYYIIA PI3HUIIS CTIOCTEPiranach Mk TPYIIOIO arajicuaasa
OceTa TMOPIBHAHO 3 HEJIIKOBAaHMMH marlieHTamMu. He Oyllo CTaTUCTHYHO 3HAYYIIOi
PI3HUIII MK TpyIIaMH arajcuja3u ajibda Ta HEeJIIKOBAaHUMU MallleHTaMH ab0 TPYIOI0
arancujasu oera.

3a KIHIIEBOIO TOYKOIO “IIepeOpOBACKYIISIPHI MOPYIIEHHS CTATUCTUYHO 3HAYYIIA
PI3HUIISI HA KOPUCTH arajiicuya3u O6era Oylia BCTAaHOBJIEHA TOPIBHSIHO 3 arajcua3olo
anb(da Ta HENIKOBaHUMU TarlieHTamMu. He Oyno cTaTUCTUYHO 3HAYYIOT PI3HUII MIXK
araJicu1a301o ajab(da Ta HEIIKOBAHUMU IAI[IEHTAMU.

Komno3uTHa KiHIleBa TOYKA. 32 JAaHUMU CEMHU Ta YOTUPHOX JOCIIJKEHb, SIKi
BKJIIOYATM Tpynu araicugasu anbpa (mepion cmocTepekeHHss 1-15 pokiB) Ta
arasicuyiazu 6eta (mepioj] CocTepe:keHHs 2-9,5 pokiB) BIAMOBIAHO, TPOBE/ICHA OI[IHKA
3a JIONOMOTO0 MPOCTOI JIHIHHOT perpecii mokasasa, 110 HalieHTH 3 XBopoooro Daodpi,
K1 OTPUMYBAJIM arajicujiazy anbQa, MaroTh OLIbITY WMOBIPHICTh BUIIUX MOKA3HUKIB
KOMIIO3UTHOI ~ KIHIIEBOI TOYKH (CMEpTh, HHUPKOBA, CEpPIEBO-CyIWHHA abo
1epeOpoBacKyIsipHA MATOJIOTIs, MOOIYHI peakilii) MOPIBHIHO 3 TUMH, XTO OTPUMYBaB
arancujasy 6era mpoTarom 0ararbOx poKiB; OJJHAK CTATUCTUYHO 3HAUYIIO1 PI3HUIIL Y
pe3ynbTati He Oyno BusiBieHo (p = 0,5878).

3a pe3ynbTaTaMH aHali3y PEKOMEHAIN OpraHizamiii 3 OIIHKA MEIUYHUX
TEXHOJIOT1A 1HIMUX KpaiH MIOJ0 JIKApChKOTO 3aco0y arajicujasa anbga BHUSBICHO
HACTYMHY iH(OpMaIlio: MO3UTUBHI PEKOMEH/IaIlli, TPOTE 3 ypaxXyBaHHSIM BiIMOBITHUX
ymoB - HAS, 2002 (®pantis); neratuBHi pekomennanii - CADTH, 2004 (Kanana);
ominka He npoBoauiack - NICE (Bemuka bpuranis), SMC (Ilotnanmisi), PBAC
(ABctpanis), AOTMIT (ITombmia), IQWIG (Himewunna), AIFA (Itanis), ICER
(CIIA), PHARMAC (HoBa 3enanzaisi); BCTaHOBJIEHO J0JaHy KIIHIYHY KOpUCTh ZIN,
2012 (Hinepnanmau), 3a pe3yiabTaTaMu aHaizy €(eKTUBHOCTI BUTPAT y MOPIBHSAHHI 3
BiJICYTHICTIO JlikyBaHHs noka3Huk ICER arancunasu anbda abo Oera mopiBHSHO 31
CTaHJApTHUM JIIKYBaHHSIM y 0a30BOMY ClieHapii cTaHOBUB 3,3 MiibiioHa €BpoO (1110 32
odimiitnum kypcom HBY cranom na 01.08.2022 exBiBanentHo 123 210 450 rpH) 3a
QALY.

EdextuBnicts Butpar nikyBanas @3T s ycepeIHEHOTo MaiienTa 3 XBOpoooro
®dabpi nepeBuilly€e 3BUUAHUI MOPIT TOTOBHOCTI IJIATUTH, OUIbII HIXK Y 6 pa3iB. HaBiTh
3aCTOCYBaHHsSI BEJIMKOI KIJIBKOCTI MpUMyIlleHb He npusBene a0 3HuxkeHHs [CER no
MOPOTY TOTOBHOCTI TUTATUTH, KU 3a3BUYAll BBAXKAETHCS EKOHOMIYHO €(DEKTUBHUM.
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3a pe3yJibTaTaMu BUBYECHHS 1H(POpMAIIii Ipo colliaibHi, €TUYHI, OpraHi3alliiHi Ta
1HIIIl aCMEeKTH, MOB'sI3aH1 13 BKIIFOUEHHSAM (BUKJIIOUCHHSIM) BIJIOBIIHOTO JIKAPCHKOTO
3aco0y o HarmionanbHoro nepeniky ta (a60) Homenkiatypu npeacraBieHo, 1o:

Metoro Konterniiii po3BUTKY CUCTEMHU HaJJaHHS MEIUYHOI IOIOMOTH TaIli€eHTaM,
K1 CTpaXIalTh Ha piakicHi (opdanni) 3axBoproBanHs, Ha 2021-2026 poxkw,
3aTBepaKeHo1 po3nopskeHHsaM Kabinety MinictpiB Ykpainu Bijg 28.04.2021 Ne 377-
P8, € 3MEHIIIEHHS] CMEPTHOCTI BiJl piIKICHUX (Op(aHHUX) 3aXBOPIOBaHb, I1IBUIICHHS
SAKOCT1 JKUTTS NALI€HTIB, Kl CTPa)KAalOTh Ha piAKicHI (opdaHHI) 3aXBOPIOBAHHS,
IUITXOM 3a0€3MEUYCHHS CIPAaBEUIMBOTO Ta PIBHOTO JOCTYITY 10 SAKICHOI MEIMYHOI
JIOTIOMOTH TaKUM TalliEHTaM, 30KpeMa 10 SKICHUX, €(PEeKTHMBHUX Ta O€3MeYHUx
JIKapChKUX 3ac001B JIs JIIKYBaHHS PiAKICHUX (OpdaHHUX) 3aXBOPIOBAHb.

B ymoBax BiZICYTHOCTI JaHUX, IO MATBEPIKYIOTh €(PEKTHUBHICTh JIKaApPCHKOTO
3aco0y arasicujia3u ajibda Ha OCHOBI KJIIHIYHHMX KIHIIEBUX TOUYOK, a TaKOX JOBEJCHO1
¢()eKTUBHOCTI BUTPAT, MOAaJIbIIIe TIepeOyBaHHS JIIKAPCHKOTO 3ac00y y HOMEHKIIATypi
JIKapChKUX 3aco0iB, IO 3aKyMOBYIOThCS 3a KOIITH JEPKaBHOTO OIOKETY IS
BUKOHAHHSI POTPaM Ta 3I1MCHEHHS IICHTPai30BaHUX 3aX0]11B 3 OXOPOHH 3/I0POB’sI HE
BiMoBigae mojokeHHAM KoHImenmii J0Ka30Boi MEAWIIMHHA IIOAO MPOMIIaKTHKH,
JIIarHOCTUKH Ta JIIKyBaHHS.

BpaxoByroun 3a3HaueHe, PEKOMEHIOBAHO BUKIIOYUTU JIIKApChKUU 3aci0d
arajcujasa aibga 3 HOMEHKJIATYPH JIIKAPChbKHUX 3aC001B, 1110 3aKYIIOBYIOTHCS 3a KOIITH
JIEP’KaBHOTO OFOJKETY JUIsl BUKOHAHHS HpPOrpaM Ta 3A1MCHEHHS LEHTPali30BaHUX
3aXO0JIiB 3 OXOPOHH 37]0POB 4.

5. Indopmanisi OO CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy.

Binnosiano a0 n. 21 [lopsaky BUCHOBOK YHOBHOBa)KEHOTO OPraHy CTOCOBHO
BIJINIOBIIHOT MEIWYHOI TEXHOJIOT1] BBa)XKA€ThCS YMHHUM JO MOMEHTY IPOBEIEHHS
HOBOI JIep>KaBHOI OIIIHKH MEIUYHO1 TEXHOJIOTi.
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