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No Ha Ne Bif
BucHoOBOK
YMOBHOBAXXEHOr0 OpraHy 3 Jep>XaBHOT OLiHKM MeANYHUX TEXHONOTIN:
pucanniam

[lep>kaBHa oliHKa MeANYHUX TEXHONOrin NpoBeeHayNnOBHOBa>XEHUM OpraHom
3 [ep>KaBHOT OUIHKM MeAWYHUX TEexXHOMoriin BignosigHO Ao Bumor [lopagky
MPOBEAEHHA  Aep>KaBHOT  OUiHKW  MEeAWYHUX  TEexXHONMOorih, 3aTBepA>XKeHOro
nocTaHoBo KMY Ykpainu Big 23.12.2020 Ne1300 Ta cknafgaeThca 3 pesynbTaTiB
aHanisy MOPIBHANBHOT e)eKTMBHOCTI (pe3ynbTaTuBHOCTI), 6e3neku,
e(PeKTUBHOCTI BUTpPAT TapesynbTaTiB aHani3y BNIMBY Ha OIOA>XKET NiKapCbKOro
3acoby Ha OCHOBI faHuX 3asBHMKA. BUCHOBOK YyNOBHOBA>XeHOro opraHy 3 Aep>KaBHOol
OUiHKM MeAWYHUX TEeXHONOrin mMae pekomeHfauiiHWA xapakTep. [aHi HagaHi y
BUCHOBKY aKTya/lbHi CTaHOM Ha faTy Moro nigroTOoBKW.

1. IHopmayia npo paTty MNpPoOBefeHHA [ep>XaBHOT OUIHKKM MeANYHUX
TeXHO/I0T 1A 3asABNEHOr0 sliKkapcbKoro 3acoby: 08.12.2021.

2. IH(hopmayisa Npo 3asAB/eHNI NiKapCbKNI 3aciob

1) HaliMeHyBaHHA (npi3BuLle, iM’A, No 6aTbKOBi) 3asBHMKaA Ta Ha3Ba
BUPOOGHMKA NiKapCbKOro 3acoby:

CrtaHom Ha 08.12.2021 B [ep>kaBHOMY PeeCTpi /liKapCcbKnX 3aco6iBl:

EBPIC/AI, nopoLwoK gns opasibHOro pos3yvnHy, 075 mr/mm;

PIM UA/18405/01/01 TepmiH aii 3 3 23.10.2020 no 23.10.2025

BnpobHnK

@ . XohdhmaHH-/15 Pow J1T4 (BMNPO6yBaHHS KOHTPOMKO SAKOCTI NPy BUMYCKY Ta
CTabiNIbHOCTI, BTOPUHHE MNaKyBaHHS Ta MapKyBaHHS, BUMNYCK Cepii; BUPOOHULTBO
Hepo3(acoBaHOro NPOAYKTY, NepBUHHE NaKyBaHHA (CTagia HaNOBHEHHSA M/IALWIOK) Ta

itp/Avcrizoomuel


mailto:dec@dec.gov.ua
http://www.dec.gov.ua/
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MapKyBaHHsI, BUMPOOYBAHHS KOHTPOJK SKOCTI (T€CTYBaHHS MIKPOOIONIOrIYHOT
yncToTH)), L1IBeHnapis

3asBHuk TOB “Pomr VYkpaina” Big imeHi @ .Xodpdpmann-JIs Pomr Jltn,
[Iseitnapis.

2) TOProBeJibHA HA3BA JIKAPCHKOIro 3aco0y:

EBPICI®

3) MIXKHAPO/HA HEMATEHTOBAHA HA3BAa a00 CHHOHIMIYHE HAIIMCHYBAHHSI:

Pucnumnam/Risdiplam.

4) ckyaa JIKapcbKOro 3acoly (air04i Ta JAONOMIKHI PE4OBHHH):

aitoda pedoBuHa: pucammiam (risdiplam), 1 mnnsmka wictute 60 Mr
pucIuIuIaMy; 1 MJ1 BiTHOBJICHOTO PO3UMHY MICTUTH 0,75 MI pucauIuiamy; JOMOMDKHI
PEUOBMHM: MAHIT, 130MJIbT, MOJYHUYHHANA apoOMaTH3aTop, KMCIOTA BUHHA, HATPIO
OeHzoar, nomeTwieHnmkoap 6000, caxapano3a, KMCI0Ta acKOpOIHOBA, OUHATPIO
eaeTar, IUriapar.

S) popma Bunycky:

NOPOLIOK IJIsi OPATBHOTO PO3UMHY.

6) cnoci0 3acTrocyBaHHs1 Jikapcbkoro 3aco0y: Jlikapcekmii 3acid EBpicai
NPURMAKOTh MEPOPATBHO OJIMH Pa3 Ha A0OY Micis NpuiAoMYy iK1 TPUOIM3HO B OJMH 1
TOM K€ Yac mIoHs. SIKIIO HEMOBATA 3HAXOAATHCS HA TPYJIHOMY BHIOJOBYBAaHHI,
npenapar EBpical HeoOX1AHO MPUIAHATH MICHs KOPMIIIHHS TPYJAbMU. SIKINO NAEHT
HE MO>KE KOBTATH 1 HOMY BCTAaHOBJIEHO HA30TaCTpalIbHUI 30HA a00 racTPOCTOMIUYHY
TpyOKy, EBpicai MOKHA BBOJMTH Yepe3 30HI/TPYOKY.

PexomennoBana no3a npenapary EBpical BU3HAYaeThCs 3aJI€KHO BIJ] BIKY Ta
MacH TiJ1a IPEACTABJICHO y Tadauii 1.

Ta6anus 1. Tadopmartis moao cxeMu 3aCTOCYBaHHS 3asBJICHOTO JIIKAPCHKOTO
3aco0y pucaumniam

Cxema 3acTocyBaHHS* Pucnunnam

Croci0 BBeneHHs ITepopanbHO

Jo3a Bik Ta maca Tina PexomennoBaHa 1000Ba 103a
BiZ 2 MicsLiB 10 < 2 POKiB 0,20 Mr/kr

> 2 poku Ta Maca Tija < 20 xr | 0,25 mr/kr

> 2 poku Ta Maca Tija > 20 xr | 5 mr

Yacrora no3yBaHHs 1 pa3 na neHp

Cepennst  TpuBasicte  Kypcy | He 3acrocoBHO™
JIKYBaHHS

IMepenbauyBanuii cepenniii | He 3actocoBHO
1HTepBaJ Mi>K KypCamH JIiKyBaHHS
(3a HEOOX1THOCTI)
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ITepenbauyBana KUIBKICTB | He 3acToCcOBHO
MOBTOPHUX KYpPCIB JIIKyBaHH: (3a
HEeOOX1AHOCTI)

#32I0HO 3 OYMKOI0 MEOUYHUX eKCnepmis — NOKU 30epicacmucst cmabinsHil cCmaHn abo 00 po36UMKY
noGIuHUX peakyiil/HenepeHOCUMOCHI, nompe OYIYUX 8IOMIHU NPEenapanty.

7) indgopmantist Ipo HASIBHICTH AEPKaABHOI peecTpauii JiIKapcbKoro 3acody B
Yxkpaini

EBPIC/1I, nopomok mist OpaibHOro po3uuHy, 075 mMr/mit.

Peectpamiiine noceimueHHs UA/18405/01/01 tepmin mii 3 3 23.10.2020 no
23.10.2025.

8) dapmaxkosoriyna aisg JiKapcbKOro 3acody Ta KOJ 32 aHATOMO-
TepaneBTUYHO-XIMIYHOI Kiaacudikauicro:

3aco0u, 110 BIUIMBAKOTh HA OMOPHO-PYXOBWI amapar. [Hmi 3aco0u, 110
3aCTOCOBYIOTBHCS Y Pa3l maroiorii onopHo-pyxosoro anapary. Kog ATX MO09A X10.

Mexanizm aii. Pucnunnam € MoaudikaTopoMm CIUIAHCUHTY TMONEPEAHUKA
marpuunoi PHK (nmpe-MPHK) reny BwxkuBanHs MoTOHEHpoHIB 2 (SMN2),
po3pobaeHuM i JiKyBaHHS CMA, CIpUYMHEHO MyTallisIMH XPOMOCOMH 5(, IO
OPU3BOJAATH 10 AePinmTy OUTKA BUKMBAHHS MOTOHEMPOHIB (Survival of motor neuron
(SMN)). ITpu 3acTocyBaHH1 aHaJI13y 1n VItro Ta JOCIIKEHb HA TPAHCTCHHUX MOJIENSX
CMA y TBapuH OyJI0 MOKA3aHO, [0 PUCAUIIIAM 301JIbIIY€E BKIKOYEHHS €K30HY 7 Y
TPAHCKPUNT MaTpu4HOi puOoHyKIeiHOBOi kuciot (MPHK) SMN2 ta BupoOnaeHHs
MOBHOIIHHOrO O1yika SMN y roJIOBHOMY MO3KY.

9) noka3aHHs 10 MeJIUYHOI0 3aCTOCYBAHHSI, 32 SIKUM 110JaBAJIACS 3a51Ba

JlikyBaHHst cniHasibHOT M’s130BOi arpodii (CMA) y maili€eHTiB BIKOM Bix 2
MICSIIIB.

10) noka3aHHs 10 MEIUYHOTO 3aCTOCYBAHHS BiNOBIAHO 10 iIHCTPYKUII A5t
MEINYHOI0 3aCTOCYBaHHS, 3aTBepakeHoi MO3, 3a HAsABHOCTI Aep>KaBHOT
peecTpauii JIiKapcbKOro 3aco0y B YKpaiHi

JlikyBaHHst cniHaibHOT M’s130BOi arpodii (CMA) y maifi€HTiB BIKOM BiJ 2
MICSIIIB.

11) indopmaniss mpo HASIBHICTH NMOKAa3aHb A0 MEJIHYHOI0 3aCTOCYBAHHS
JIKapChKOro 3aco0y /151 BAKOPUCTAHHS MiJ 4aC HAJAHHA MEIUYHOT JOMOMOTH
NPH CTAHAX, 110 323HAYCHI Y NPIOPUTETHUX HANIPSIMAX PO3BUTKY c(epu 0XOpOHH
310pOB’ A

B nocke 3a3HaueHO, 110 cniHanbHA M s130Ba atpodis (kox 3a MKX-10 G12.0 —
G12.1) Bxoauth a0 Ilepeniky NpiOpUTETHUX 3aXBOPIOBaHb B YKPAiHi: METOIOJIOTIS
Ta pesynbratd (Bepcis 1.1, 2018).

Tleperik MPiOPUTETHIX 3aXBOPIOBAHDL B YKPaiHi: METOIONOTIA Ta pe3ynbTary. Bepeis 1.1. [Enxexrpormmit pecype] / MiHicTepcTBO
OXOPOHU 3JI0pOB’S YKpainw, ExcriepTHIIT KOMITET 3 BiI0OPY Ta BUKOPUCTAHHS OCHOBHUX JiKapchKuX 3aco6iB MO3 Ykpainu. 2018.
Pexum moctymy: https://drive.google.com/file/d/1 mz8 CBmTwCBxdh2dF889rhtxME6IhF Ygd/view (nata 3Beprenns: 03.11.2021).
Hazga 3 expany.
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Cninanvrna m’si306a ampoghis me exaovena 0o llpiopumemnux Hanpsamie
po36uUmKy cgep oxoponu 300pog’si gionogiono oo maxazy MO3 Vkpainu 6io
26.07.2019 Nel708 «IIpo 3ameepodicentisi piopumemHux Hanpsamie po3eumxy coep
oxoponu 300po6’a na 2020-2022 poxu».

3. BUCHOBOK YNOBHOBA’K€HOI0 OPraHy INOAO Pe3yJbTATIB NMOPiBHUIbHOT
epexTUBHOCTI (pPe3yJIbTATHBHOCTI), Oe3nmeKkH, e(QeKTUBHOCTI BHUTPAT Ha
JiKapcbKUii 3aCi0 Ta aHAJI3Y BIVIMBY HA NOKA3HUKHU OIOKETY

1) naHi HOA0 NPIOPUTETHOCTI 3AXBOPIOBAHHS (CTAHY)

3a JaHUMM JOChe CIiHAIBHA M s130Ba arpodis (koa 3a MKX-10 G12.0 - G12.1)
BXOuTh A0 [lepeniky MplOpUTETHUX 3aXBOPIOBAHb B YKpAiHl: METOAOJIOTIS Ta
pesyartatu (Bepceis 1.1, 2018).

BuzHaunTh TOYHY nomMpeHICTh Ta 3axBoproBaHicTe CMA (koa G-12 3a MKX-
10) 3a maHuMu OQIIIIHOT CTATUCTUKK B YKPAiH1 HE SABISETHCS MOKIIMBUAM Y 3B SI3KY
3:

- 00’eAHAHHAM JaHUX MO JACKUIBKOM 3aXBOPIOBAHHSM (CIIHAJIbHA M S130Ba
arpodiss, ™M’s30Bi aumctpodii Ta iHmi wmiomarii G12, G71-G72) vy
CTaTHCTUYHOMY 3BIiTi HEHTPY MEAMYHOI cTaTHCTUKH MO3 PO KOHTHHIEHTH
JITeH-IHBAMAIB BIKOM 10 16 poOKIB, sKI NPOKHBAKOTh B PaiOHI
00CIIyrOByBaHHsI JIIKYBaIbHO-MPO(PUIAKTUYHOTO 3aKJiaay, OyINHKY JAWTUHH
a00 IHTEPHATHOMY 3aKJjiaji;

- 3 BiacyTHicTO CMA B pemri CTaTUCTUYHUX 3BITIB LIeHTpYy MenmyHoi
craructukn MO3 Ykpainu.

SIk 3a3HaUEHO 3asBHUKOM B YKpAiHI ICHYE€ HEACPYKABHUI PEECTP XBOPUX Ha
CMA, skuil BeneThCs MiJ €rigor XapKiBCbKOro OmaroaiifHoro ¢gonay «Jita 3i
CMAY.

OnyO1kOBaH1 aHi 3 peeCTPY CBIAYATh, 1110 ctaHoM Ha 01.01.2020 p. B YkpaiHi
npoxuBai 267 nmauieHTiB 13 CMA. CtanoM Ha TpaBeHb 2021 p. y peectpi DoHay
MICTUBCS 3anuc mpo 244 namienTta, 3 Hux 220 oci6 13 miareepmkenum JIHK anamizom:
CMA tuny [ - 31 xBopux, CMA tuny Il — 151, CMA tuny III — 38 oci6, 24 nmanieHTa
OYIKYIOTh Ha BEPUPIKALIIO J1arHO3Y.

Sk 3a3HAaYCHO B JOCHE 3asBJIEHA KOrOpTAa — L€ MALIEHTH BIKOM 5 POKIB Ta
mosoawme 13 CMA 1 tuny 0e3 noTpedu y NOCTIHHIA BEHTHIIALIT JIETeHb (1HBA3UBHOT
BEHTUJIALT 3 TPAXEOCTOMIEI a00 HEIHBA3MBHOI BEHTWIIALIIT JiereHb Outbiine 16 roauH
Ha JeHb). OOpaHa KOropra MHAaIlEHTIB MOTEHIIHHO MOKE OTpUMATH HAHOLIbIITY
KJITHIYHY KOPHCTb BiJl 3asBJICHOTO JIIKYBaHHSI.

Po3paxyHOK KOTOpTH B JIOChE MPEIACTABICHO HA OCHOBI JAHWX OTPUMAHUX 13
XapkiBcbkoro OnaroaiiiHoro Qouay «/litm 31 CMA», maHuMX eniaeMionOriYHuX
JOOCHIDKEHb €BPONEHCHKUX KpaiH, JAHWX OTPUMAHUX 13 CTATUCTUYHOI 3BITHOCTI
Llentpy MmeauuHoi ctatuctikn MO3 (11010 MOKA3HUKIB HAPOPKYBAHOCTI 32 3 POKH).
[ctopyuHl  Ta  TOPOrHO30BaHl MOKA3HMKM  3aXBOPKOBAHOCTI,  MOLIMPEHOCTI
NPECTaBJICHI y TaOHI 2.
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Ta6anus 2. Tloka3HUKK 3aXBOPKOBAHOCTI, MOIIMPEHOCTI Ta 1HII ICTOPUYHI 1
MPOrHO30BaH1 MOKA3HUKH JUIsl 00PAHOi MOMYJIsIIii

XapakTepuCTHKA TPy MALliE€HTIB Poku

Icropuyni nani™ IIporuos

2018 | 2019 | 2020 | 202 | 2022 | 2023 | 2024 | 2025

3aranpHa KinbKicTh miTedt 13 CMA 3| 13 13 14 13 15 17 18 20
MOTIEPEIHBOTO POKY, SIKI TOTEHIIHHO
OTPUMYIOTh HaHOLIIBIY KOPHCTh BiA
JIKYBaHHS pUCTUIIIIAMOM

3arambHa  KIUIBKICTb — AiTEH, IO 9 8 8 8 8 8 8 8
HapomkyroTecst 3 CMA 1 tuny B
MOTOYHOMY porii **

3 HHX BHOUPAIOTh HE3apPEECTPOBAHI 5 5 6 5 5 5 5 5
eKCTIEpUMEHTAIbHI MeTOU

JMKyBaHHS a00 BHIKIKAOTH 34

KOpHOH™*

3 HHX TOMHpPaOTh Ha NPOTsI3i 4 2 3 1 1 1 2 2
pOKy***

3aranbHa KigbkicTh mitedt 3 CMA 1, 13 14 13 15 17 18 20 21
SIKI MOTEHLI HHO OTPUMYIOTh
HaOLIbIy KOPUCTH BiJ JIKyBaHHS
PHUCIUIIAMOM Y TIOTOYHOMY POLU

* nnst 2018 — 2020 pp — 32 gaHUMHU YKPaAiHCBKOTO peecTpy OnaroxaiiiHoro ¢orny «/litu 13 CMAY,
II0 KOPEOIOTh 3 TAaHUMH OITyOJIi KOBAaHUX €ITiAeMiOJIOT YHHUX JOCIIIKEeHb MO KpaiHaMm €Bponu Ta
IYMKOIO KJIIHIYHHX €KCIIePTIB

** nns 2021 — 2025 pp — B cepenHbOMY, Ha MiICTaBl ICTOPUYHUX TAaHUX

#*% s 2021 — 2025 pp — 8,62% 3a pe3ynbTaTaMyu BUKOPUCTAHHS MTPenapaTy PUCAUILIAM 38 YMOBHU
100% 3abe3neueHHs (3a po3paxyHKOM HemnpsiMoro nopiBHsAHHSI MAIC)

TakuM 4MHOM, MPOrHO30BaHA KUIBKICTh NarieHTiB 13 CMA 1 tuny y Bii 10 5
pokiB g 2021 poky cknanae 15 maiieHris.

11io wac nposedennsi haxoeoi exchepmusu Jixapcvkoeo 3acoby (oani - JI3)
puUcouniam YnogHosadcenum opearnom 3 oeporcasnol OMT (Oani - ynosnosaicenuii
opean) ecmanoenero, wo CMA (CMA ma cnopioneni cunopomu, MKX-10 - G12)
gHecerno 0o llepenixy pioxicHux (opganHux) 3ax80pl06aHs, WO NPU3BOOSMb OO
CKOPOYEHHSI MPUBATIOCHI JICUMMSL X80pUX a00 Ix iH8ANIOU3aYil ma O AKUX ICHYIOMb
BU3HAHT MemOoOou JiKysanHs (3ameepoxcenuti Hakazom MO3 Vipainu 6io 27.10.2014
No 778 «llpo 3ameeposcennss nepenixy piokicHux (opgannux) 3axeopiosarv

sapeecmposanuii 6  Minicmepemei  ocmuyii  Vipainu 6i0 13.11.2014 3a No
1439/26216).
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Hapasi 6 Vrpaini cxeanena Konyenyis po3sumky cucmemu HAOAHHs MEOUYHOT
OONOMO2U 2POMAOAHAM, SKI CIMPAACOAOMb HA PIOKICHI (OpghanHi) 3ax68oprosaHis, Ha
2021-2026 poxu, zameepoocena nocmanosoio Kabinemy Minicmpis Yxpainu 6io
28.04.2021 Ne377-p*, mema sixoi smenmenist cuepmuocmi 6i0 piokicnux (opgannux)
3aX60pI06AHb, NIOGUUYEHHS SIKOCMI JICUMMS NAYICHMIG, SKI CIMpAdcOaloms Hd
PIOKicHI  (Opghanni) 3ax80pO6AHMNS, WLISXOM 300e3neYyeHHsl Chpaeedusoco md
pi6Ho20 oocmyny 00 SKICHOI MeOudHol OONoOMo2u MaKum NnayicHmam, 30Kkpema 00
AKICHUX, ehekmusHUX ma Oe3neyHux JIKAPCOKUX 3ac00i8 05 JIKYBAHHS PIOKICHUX
(ophannux) 3axeoproéamsb, 00 MeOUYHUX 6UpPOOI8 mda NPOOYKMIE CHEeYidlbHO2O
JHKYBANLHO20 XAPYYBAHHSL, d MAKOIC NCUXOTIO02TYHO20 CYNPOBOOY.

CMA ne sxnioueno oo Ilpiopumemnux Hanpsmie po3sumxy cep 0xopoHu
300pos’sa eionogiono 0o Haxasy MO3 Yrpainu eio 26.07.2019 Nel708 «Ilpo
3ameepodCcelHs, NPIOPpUMemHUx HANpamie po3eumky cgep oxopomu 300poe's Ha
2020-2022 poxu».

2) f[a”Hi WOAO0 [JOCTOBIPHOCTI Pe3yJbTaTiB NOPIBHSJIBHOT KJIIHIYHOT
epekTUBHOCTI Ta O€3MeKH 3asiBJCHOI0 JIIKApCbKOro 3acody. Omnuc
(mpeacTraB/ieHHs1) 32a3HAYEHHUX Pe3yJbTATIB

3asBHUKOM 3a3HAUEHO, 110 NYHKTH 8, 9 J0Che MICTATH 1H(OpMaIO 3
OOMEKEHUM JOCTYTIOM, & CaM€ — MIEPBHHHI PE3YIBTATH KITHIYHUX JOCIIHKEHb, [0
TOTYIOTBCS 10 MyOmikanii y peer-review xxypHaii. J[aHa iHpopmalis 10 NEpPBUHHOT
nyOmikamnii € KOH(1ACHIIHHOTO.

BianosigHo a0 iHdopmManii y 10cke moa0 3asBieHoro JI3 BuByammcs:

Honyasimis (P, population) — naiBHi namientn 13 CMA 1 Tuny €BponeoiaHoi
pacu.

Brpyuanns (I, intervention) — pucaumniam

Komnaparop (C, comparator):

1) ctanmapTHa MiATPUMYIOYA TEpaMis;
2) HyCiHEpCEH

Kinuesi Toukn (O, outcomes):

Egexmuenicme:

BWXHBaHICTh Ta JKUTTEBO-BAXKIIMBI (PYHKIII:

- BIDKMBAHICTb,

- BKUBAHICTh 0€3 nmoii (0€3 moCTIHHOT BEHTWISILIIT JIETEHB ),
- CMEPTh a00 MOCTIHA BEHTUJIALLIS JIETCHb,

- 4ac 10 cMePpTi a00 MOCTIHHOT BEHTUJIALI JIETCHb,

- OyabOapHa QPyHKILISL.

[Toxa3HUKM PO3BUTKY MOTOPHOT (DYHKIII1 32 MOTOPHUMHU IIKAJIaMU:

- mKaja auTsadoi JikapHi Dinagenbdii Uisi BH3HAYECHHS HEPBOBO-
M’ s130BuX posnaal y Hemosit (Children’s Hospital of Philadelphia Infant Test
of Neuromuscular Disorders (CHOP-INTEND);

- mkaia beiim (Bayley Scales of Infant and Toddler Development);

3https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80# Text
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- mkasia HeBposoriuHoro oOCTEKEHHS HEMOBIST 3a XaMMEpPCMITOM
(Hammersmith Infant Neurological Examination (HINE-2))
besneka:
- HeO@KaH1 ABUILA
- BI/IMIHA Mpenapary.

B nocke HagaHo OOrpyHTYBaHHS BMOOPY B SKOCTI KOMMAparopa HaWKpaury
NIATPUMYIOUY TEpamito, OCKUIbKM Ha ChOTOAHI JaHa MEAWYHA TEXHOJOTIS
HalyacTilie BUKOPUCTOBYEThCS B YKpaiHi. Xowya mpemapar HYCIHEPCEH
3apeecTpoBaHii B YKpaiHi, 3a JaHUMH 3asiBHUKA, HE BUKOPUCTOBYBABCA B YKpaiHi
(ONMMTYBaHHS MEIUYHHUX €KCIEPTIB), BIH BXKE AKTUBHO BUKOPUCTOBYETHCS B CBITOBIM
KJIIHIYHIA TPaKTUIl 1 pO3MISIIAETHCS SK MEBHUI CTaHAAPT €TIOMaTOT€HETUYHOT
Teparii B ¢BiTi. ToMy KOMIapaTopaMu BUOPAHO CTAHAAPTHY MPAKTUKY JIKyBaHHS —
HaliKkpaly maTpUMyrody y Tepamnio Ta npenapar HyCiHEPCEH.

OOrpynmyeaniist 3a86HUKA U000 8UOOPY 8 SAKOCHI KOMAApAmopd JLiKapCbKo2o
3acoby HyciHepceH Hd OCHOBI MO20, WO GiH AKMUBHO BUKOPUCMOBYEMBCSL 8 CEIMOBIil
npakmuyi i po3ensa0dcmsvCs K NeGHUN CMAaHOapm emionamozeHemudHoi mepanii 6
ceimi, He € KOpeKMHUM 002PYHMYBAHHAM OJist ymog Vrpainu. OcKiieku 8i0onogiono 0o
pexomenoayiti  Hacmanosu 3 Oepowcasnoi OMT  rxomnapamopom mac oOymu
JKapcokuii 3acio abo iHuAa MeOudHd MexHON0Is NOPIGHANHS, WO € NOMOYHOIO
NPAKMUKOIO JIKYGAHHSL Md HAOLIbUWL NPUSHAYY8AHOI0 mepanicio 8 Ykpaini, wo
UUPOKO 3ACMOCOBYEMbCS 6 KATHIYHIT NPAKMUYI, MOMY YNOGHOBUNCEHUM OPSAHOM
PO32JSAHYMO HATIKpAuLy RIOMPUMYIOYY Mepanilo Kk OCHO8HY MeXHOJI02II0 NOPIGHSIHHS,
a HyciHepceH SK O0OdmKOGY MEXHON02II0 NOPIGHAHHA. 3d pe3ylemamami aHdalisy
punxy y Prozorro ecmanosneno, wo y 2021 poyi 6yno ykiaoeno 00208ip npo
3aKynignio HyciHepceHy y kinvxocmi 21 ¢ghnaxonu.

Ingopmaniss moa0 NMOPIBHAJIBHOI KJIHIYHOT e(PeKTHBHOCTI Ta O0e3meKH
pHCIMIUIAMY TPEIACTABJICHA B JOChE€ 3a pe3yiapTaTaMu OfHlel myOmikaiii
nocimkenns FIREFISH wactuna 1 (Giovanni Baranello et al., 2021)*, ogmiero
KOH(1ACHIIIIHHO MOBHOTEKCTOBOK NyOmikanieto nocmimkenns FIREFISH wactuna
2, tBoMa KOH(IIEHIIHHUMHU KITIHIYHUMH 3BITamu AociaipkeHHss FIREFISH (wactuna
1 Ta 4vactmHa 2) Ta CTEHAOBUMHMH JIOTMOBIIASMH PE3YJIBTATIB 3a3HAUYECHUX
nocmipkens; myonikamis nocmimpkenas ENDEAR (Finkel et al., 2017)°, mictuna
PE3yJbTaTH MOPIBHSHHS HYCIHEPCEHY Ta HAWKPAIIOi MATPUMYOUOi Tepanii Ta Oyna
BUKOPHCTAHA JUTs TOJATBIIOTO HEMPSAMOTO MOPIBHSHHS.

Ockinekn He icHye npsamux (head-to-head) mnOpPIBHSUIBHUX AOCHIIKEHB
pHCIUIUIAMy, MIATPAMYOYOI Tepamii Ta HYCIHEPCEHY, 3TITHO 3 PEKOMEHAALISIMU
COCHRANE, NICE Ta BimnmoBigHo no HacranoBm 3 aepkaBHoi OMT, 3asBHHK
3aCTOCYBaB MIAXIJ HENPAMOro mnopiBHsHHS JikyBaHHa (Indirect treatment
comparison, ITC).

4 Risdiplam in Type 1 Spinal Muscular Atrophy/ Giovanni Baranello et al.// N Engl J Med 2021:384:915-23. DOIL:
10.1056/NEIM0a2009965. February 24, 2021.

5 Nusinersen versus Sham Control in Infantile-Onset Spinal Muscular Atrophy/ R.S. Finkel et al.// N Engl J Med 2017;377:1723-32.
DOI: 10.1056/NEJMoal702752. November 2, 2017.
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Jlns BuOOpYy METOY HENMPSMOTO MOPIBHSHHSA JIIKyBaHHS MOOYJA0BaHA MEPEKa
BKiroueHux gociimpkenb FIREFISH ta ENDEAR.

Bepyun no yBaru, mo OTpUMaHa MEPEka € “BIAKIOYCHOK (IOCIIIKCHHS
FIREFISH € ogHOrpynoBuM Ta HeMa€ BITHOCHUX OL[IHOK €()EKTUBHOCTI IOPIBHSHO 3
HAlKpallow MATPUMYIOUOK) TEPAIMI€r0), HENpPSAME MOPIBHSAHHS  JIIKyBaHHS
OPOBOAMIM 32 METOAAMHM  HEKOPErOBaHOTO  (HAIBHOTO) MOPIBHSHHS — Ta
HEMPUB SA3aHOT0  Y3rOJDKEHOTO CKOPUTOBAHOTO HENPSIMOIO TMOPIBHAHHS —MICHS
KOPHUI'yBaHHs BIAMIHHOCTEH B XapakTepucThkax kKareropiid namientiB (Unanchored
Matching-Adjusted Indirect Comparison, MAIC).

FIREFISH - Bigkpute GararoueHTpoBe KiHIYHE AochaKkeHHs ¢asu [I/111, mo
OLIHIOBAIO O€3MeKy, MEPEHOCUMICTh, (PAPMAKOKIHETUKY, (PapMakOAMHAMIKY Ta
e(EKTUBHICTh pucaUIIaMy y HeMoBaT 13 CMA 1-ro Tuny. JlocmiKeHHs
CKJIa1aJI0Ch 3 IBOX YACTHH, YACTUHU MOLIYKY A03H (4acTtuHa 1) 3a yyacti 21 1uTuHH
Ta MIATBEPKYIOUOi YacTWHU (dactuHa 2) 3a ywacti 41 autuHHA. Y vacTwHi 2
BUBYAJIaCh €(PEKTUBHICTh Ta OE3MEKa pUcauIIamMmy y 1031, 00paHiid y yactuHi 1.

Kpurepii BKIFOYEHHS MAIIEHTIB A0 KJIIHIYHOTO AOCIIKCHHS: MIATBEPKEHUH
miario3 5q-CMA 3 nBomMa komisimu reHa SMN2; Bik nmaiiienta Bia 1 10 7 MicsIiB
(210 1HIB) HA MOMEHT CKPUHIHTY; OTPUMAHHSI HAJIEKHOTO Xap4uyBaHHs Ta I'lIpaTaiii.
Kputepii BUKIFOYCHHS: MALIEHTIB HE BKIIOYAJIM B JOCIIPKEHHS, SIKIIO BOHM PaHILIE
orpumyBand  SMN2  TapretoBany a00 TEHHy TeEpami€rw, NOoTpeOyBaIn
1HBA3MBHY/HEIHBA3MBHY BEHTUJISILIS a00 TPaxeOCTOMIK, PIBEHb cCaTypallli KHCHIO
Sa02 <95% 3 abo 63 BEHTWIISILIIIHHOT T ATPUMKH.

B xapaktepucTulll mamieHTiB Ha NOYaTKOBOMY eTamni B gociikeHHl FIREFISH
YyacThHA 1, KUTbKICTh MITEH, K1 BAKOPHCTOBYBAIM PECIIPATOPHY NIATPUMKY B TPyIIi
BUCOKOI 103U cTtaHoBmia 5/17 (29%) naiienTis, a B FIREFISH vactuna 2, KUTbKICTh
NAIIEHTIB, SKI OTPUMYBAIM BEHTWIALIHHY MIATPUMKY a0O0 OUMILEHHS JUXaJbHUX
1uIsIxiB ctaHoBraa 12 (29%) naiiieHTis.

3asBHUKOM OyJI0 MPOBEJAECHO OI[IHKY METOJOJIOTTYHOI SKOCTI JOCTIIKCHHS
FIREFISH 3a monoMororo iHcTpymenTy AHRQ 11t oAHOTpynoBux BUNpoOyBaHb Ta
nuTaHb 12 JOMEHIB, COUIBHMX JJIsl 5 HANOIIbII BIIOMUX THCTPYMEHTIB OLIHKH IS
HepanaomizoBanux gociaimpkeHb ACROBAT-NRSI (A Cochrane Risk Of Bias
Assessment Tool: for Non-Randomized Studies of Interventions), ROBINS-I (Risk
of Bias in Non-randomized Studies—of Interventions), uek-nuctieB CASP (Critical
Appraisal Skills Programme) Ta SIGN (Scottish Intercollegiate Guidelines Network),
mkaan Newcastle-Ottawa 3a M. Quigley. 3a o1miHKO0 3asiBHUKA JaH1 JOCTKCHHS
FIREFISH ouiHeHi sk Taki, [0 MarOTh HU3bKHA PU3UK YHNEPEIKEHOCTI (HU3bKUI
PH3UK CUCTEMATHYHOI MOMUIIKH ).

ENDEAR - 0araroueHTpoBE, paHAOMI30BaHE, MOABIHHE chine, mianeto-
KOHTPOJIbOBAHE JOCHIKEHHST 3a ydacTi 121 namienra (80 marieHTtiB y rpymi
HYCIHEPCEHY, Ta 41 maiieHT y rpyni KOHTPOJIIO).

Kpurepii BKIIFOUCHHSI MALI€HTIB 0 KIIHIYHOTO AOCTIHKCHHS. TEHETUYHUI
nmiarno3 CMA 3 neoma konissMu reHa SMN2, BiK maiieHTiB Mojioamie 6 micsis (180
JIHIB) 3 TIOSIBU KJITHIYHUX CUMIITOMIB XapakTepHux Ajis CMA ta Mosouie 7 MICSIIIB
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(210 1HIB) HA MOMEHT CKPUHIHTY; OTPUMAHHS HAJIEXKHOTO Xap4yyBaHHs Ta TiapaTarii.
Kputepii BUKIIOUEHHS: PpIBEHb carypauii KuCHIO < 96% 03 BEeHTWIALIHHOT
NIATPUMKHA HA MOMEHT CKPUHIHTY; HasBHICTb cuMnTomMiB CMA Ha npoTs3i nepuioi
HEAUTI TICHST HAPO/UKCHHS, HASBHICTH Oylb-iKOi roCTpoi XBOPOOM HA MOMEHT
CKpUHIHTY. B XapakTepucTulli naieHTiB Ha MOYaTKOBOMY €Tarl, KUIbKICTh AITEH, sKi
BUKOPHCTOBYBIM BEHTWISALIHHY MIATPUMKY B TPyMi HAWKPAOi MiATPUMYKOUOT
Tepamii craHoBuiia 6/41 (15%) nanienris, a B rpymi Hycinepceny 21/80 (26%).

3asgBHUKOM OyJI0 TPOBEACHO OILIHKY PU3UKY YHEPEIKEHOCTI KIIIHIYHOTO
nochimkeHHss ENDEAR 3a nonomororo konTponsHoro cnucky NICE.

11io yac excnepmusu ynosHosa)ceHUM opeanom 3 oepocasrHoi OMT nposeoena
gepughivayis oyinxu memooonoeiunoi sxkocmi nyonixayii Finkel et al., 2017 3a
00NoOMO2010 AOANMOBAHO20 JTUCMA OYIHKU OOCHE U000 NposedeHis OepicasHoi OMT
(nikapcorux 3acobig) na emani ¢axoeoi excnepmusu. Jlocuioxcenns ENDEAR 6yno
panoomizosane, OOHAK MemoO panoomizayii He 32a0ycmucs, dle GKA3AHUL
cmpamugbikayitinuil pakmop, uo 8paxo8y8ascs NPu paHooMizayii; y OOCHiONCeHH]
00 nayicHmi@ i OOCHIOHUKIB 3ACMOCOBYBABCS « CAINULL MEMOOy, 2PYNU JIKYEAHHS Md
epynd KOHMpPONO MAAU GIOMIHHOCMI HA NOYAMKY OOCHIONCEHHS (GIK HA MOMEHM
BCMAHOGIeHHS OIAeHO3Y, U000 BUKOPUCMAHMS WLMYYHOI GeHmuiayil ae2eHv md
nasernocmi cumnmomie CMA), wo mozno eniunymu Ha pe3yiemamu OOCHiONCeHHs. 3
VPaxy8aHHsM U Ee3A3HAYEHUX MEMOOON0THHUX HEeOOlIKIg oano2o
KOHMPOILOBAH020 GUNPODYEAHHs, NYOLIKaYis OYyiHeHd K MAKd, Wo MAc NPUTIHAMHY
MEMOOOJI02IYHY SIKICMb.

Jlocnioocenns FIREFISH 3aa8nuxom oyineHo sik make, uo Mac HU3bKUl pigets
ynepeooicerocmi. Jlucm oyinku wooo nposeoenus oepcasnoi OMT (nikapcorux
3acobig) Ha emani paxoeoi excnepmuszu He nepeddbavdae OYiHKY O0CHIOdNCeHb be3
nopisHsHHs (0OHOepynoge, single-arm study), oonax gionogiono oo Hacmanosu 3
oeporcasnoi  OMT  oOocniodcenns 6e3 nopisHsamHus ceped  eKCnepuMeHmanibHux
Q0CNIOdNCEHb MAE HAUHUICHUL CIYNIHb OOKA3080CHI.

KinnernuMu ToYkaMu, 3a SKMMU TOPIBHIOBAJIM OOpaHl MEIUYHI TEXHOJIOTII B
HENPSAMOMY MOPIBHSIHHI Oynu: BWKHMBAHICTH 03 momid (cMepTh abo mocTiiiHA
BEHTUJISLLIS JIETEHB), 3araJibHa BUKUBAHICTh, TOKA3HUKH PYXOBHUX HABUYOK JTUTHHH
3a mxaoro HINE-2 ta CHOP-INTEND, mo614H1 siBUIIA.

BwxkuBaHicTe 06€3 nojii (BUKMBAHICTh 0€3 MOCTIMHOI BEHTWJISAIT JICTEHb)
(aHaNI3u MPOBOAWIACH 13 BUKOPUCTAHHSAM 12-MICSYHMX JaHUX JOCTIIKCHHS
FIREFISH Ta manmx npocmimkenHs ENDEAR (yci gaHi mOCTynmHI Ha MOMEHT
OCTaHHBOTO 3pi3y, CepeAHiil yac nepeOyBaHHs MALEHTIB B TPYIi HYCIHEPCEHY
CTaHOBMB 283 1HIB, a cepeAHiil yac nepeOyBaHHS MALEHTIB Y Ipyni Hallkpaoi
NIATPUMYIOYOi Teparii cTaHOBHB 187 AHIB)).

Bwxusanicte 6e3 moaii y nocmipkenni FIREFISH BusHavuamu sk skutts 0€3
BUKOPHCTAHHS MOCTIHHOT BEHTWIALII (TpaxeocTomii a0 HEIHBa3MBHOI BEHTHIISILII
OpOTIroM >16 roauH Ha 100y O0€3nE€PEPBHO MPOTAroM>3 TUXKHIB a00 Oe3nepepBHOI
IHTYyOAaIli mpoTAroM>3 THXKHIB, 3a BIJCYTHOCTI a00 MICIs PO3PIMIEHHS TOCTPOi
pecmipaTopHOi moii).
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VY nocmimxkenHi ENDEAR nmocTiiiHy BEHTHIISALIO BU3HAYAIN K TPAXEOCTOMIIO
a060>16 roanH Ha 100y HEIHBA3MBHOI BEHTWIIALIT B IEHb O€3MEPEPBHO MPOTIToM >21
TTHSI.

3a pe3ylibTaTaMu HEKOPEroBaHOro (HaiBHOTO) mopiBHsHHS 1 MAIC pucaumniam
NEPEBEPIIYE HAWKpAIy miATPpUMYIOUy Tepamiin: HR (95% C1 )
pH HaiBHOMY MOPiBHsAHHI Ta HR (95% CI ) mpu anamizi MAIC.

Pesynprarn aHamizy TakoX IMOKA3YKOTh, M0 PUCAUILUIAM MOKEe OyTH OuTbLI
epekTuBHUM, HDK HyciHepcen: HR 95% CI |l npu saisrOoMy
nopisasani Ta HR [ (95% CI ) nmpu anamizi MAIC.

Ta6anoss 3. CHiBBIAHOIIEHHS PU3WKIB I BW)KMBAHOCTI 0O€3 MOCTIHHOI
BEHTHJTSALIT

Tepamis
(MocnimxeHHs ) HaiBre mopiBHSIHHS MAIC
Mo HR pns Hicas HR ans Pucaunaam
ysrogxkenns: | Pucaunuam vs y3roa:kennsi | vs Komnaparop (95%
KinbkicTn Komnaparop 3Bakena CD)
noxiit / (95% CI) KIIBKIiCTH
Po3mip noaii / Cyma
BUOIpKH Bar
Pucnmmnaam I | B |
(FIREFISH)
Hycinepcen | [ AAMRREIN | DD B |
(ENDEAR)
Haifkpana B B
MATPUMYIOYa
Teparis
(ENDEAR)
CL, Hogipui inTepBanu (craructuunmii Oyrcrpern; Oyrcrpen Bubdipka N=1000); HR, hazard ratio —
CHIBBIAHOIIEHHS PHU3UKIB

3aranbHa BUYKMBAHICTD (AHATI3H MPOBOJWIIMCH 13 BUKOPUCTAHHIM 12-MiCSYHMX
nanux FIREFISH Ta nanux nocmimxenns ENDEAR (yci jaHl JOCTyNHI HA MOMEHT
OCTaHHBOTO 3pi3y, CepeAHiil yac nepeOyBaHHs MALEHTIB B TPYIMi HYCIHEPCEHY
CTaHOBMB 283 1HIB, a cepeAHiii yac nepeOyBaHHS MAL€HTIB y T'Pynl Hallkpaoi
NIATPUMYROYOi Tepartii cTaHOBHB 187 1HIB.)).

3a pe3ylibTaTaMu HEKOPEroBaHOro (HaiBHOTO) mopiBHsHHS 1 MAIC pucaunnam
NEPEBEPIIYE HAWKpAIMy miATPpUMYIOUy Tepamiio: HR . (95% CI _)
npu HaiBHOMY TopiBHsHHI Ta HR - (95% CI ) npu ananizi MAIC.
Pesynbraty aHamizy TakoK MOKa3yKOTh, IO PUCAUIUIAM MOXE OyTH OuTbI
e(eKTUBHAM, HDK HYyciHepcen: HR 95% CI ) rp» waizromy
nopiBHsHHI Ta HR (95% CI ) mpu anamizi MAIC.
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Ta6anus 4. CiBBITHOWIEHHS PU3KKIB JUIsl 3araJibHOi BUKMBAHOCTI

Tepamnis Haisue nopiBHIHHS MAIC
(HocmikeHns)

Ho HR nas Hicas HR nns Pucaunnam
y3romkennss | Pucmummam vs | y3rom:kennsi | vs Kommapatop (95%
KinpkicTp Kommnapatop 3BakeHa CD
noziii / Po3mip (95% CD KIJIBKICTh MOIH
BUOIpKH / Cyma Bar
Prcumnam B B I e
(FIREFISH)
ycirepcen | NEEEEED | | |
(ENDEAR)
Haiikparna B I N
MATPUMYIOYa
Teparis
(ENDEAR)

CL, Hogipui inTepBanu (cTaructiuunuii Oyrerpen; 6yrerpen Bubdbipka N=1000); HR, hazard ratio —
CHIBBIAHOIIEHHS PHU3UKIB

AHaj3 pe3ysbTariB 3a IHIIMMU KIHIICBUMH TOYKAMH, a CaME JOCSTHEHHS
MOTOpHHX (QyHKIIH 3a moropuumu wmkamamu HINE-2 Ta CHOP-INTEND
IPOBOAMBCS 3a IBOMAa HAOOpaMHU JaHUX:

1. bazoBmii cuenapiii: BUKOpHUCTaHHS MOAM(PIKOBAHOrO HAOOpPY JdaHUX
FIREFISH 3a 6 micsmiB 10 oOpoOku naHux (TOOTO 13 CEPEAHBOIO TPUBAIICTIO
cnoctepexeHHs ~ 9 micsanip). Lle Oyno 3poOJIeHO 3 METOK Y3rOJKEHHS AAHMX 13
pesyapTaTamu aociipkeHHss ENDEAR, sike Oyno npunMHEHO JOCTPOKOBO, 1 TOMY
NAIEHTH 3HAXOIWIACH B TPYIl HYCIHEPCEHY B CEPEIHBOMY ~ 9 micauiB. BkazaHuii
Moau(iKoBaHW HaOIp MAAHUX MO PUCAUIUIAMY MA€ CEPEOHI0 TPUBAICTh
cnoctepexeHHs (283 nui1) noaidHy 1o ENDEAR (cepeaniii yac cnocTepexeHHs B
ENDEAR B rpyni HyciHEPCEHY cTaHOBUB 280 THIB).

2. Po3mmpennii cuenapiii: Bukopucranns 12-micsunnx ganux FIREFISH. Sk
3a3HAYCHO Y JOChE, 11 PE3YJIBTATH YIEPEIKEH] HA KOPUCTh PUCAMILIAMY, OCKUIBKH
NAlEHTH JOBUIC OTPUMYBAJIM JIKApChbKWU 3aci0 Ta Majau JAOBIOMA TEPIoA
cnocrepekeHHs nopieHsHO 3 ENDEAR. [laHi pe3yabTaTi NpEACTABIICHI 3asBHUKOM
JUTsl IOBHOTH aHAMI3y.

[Toka3HWKKM pPYXOBHMX HaBUYOK JUTHHM 3a 1kagow HINE-2 (Bkmoudaroun
3arajbHy BIJIMOBIAbL TA JTOCATHECHHS NMEBHUX €TAIlIB. MOBHUNA KOHTPOJIb MOJIOMKEHHS
TOJIOBH, MEPEBEPTAHHS, CHIIHHS O€3 MIATPUMKH (CTIMKE MOJIOKEHHS 1 MOBOPOTH),
CUIIHHS 3 MIATPUMKOIO 1 O€3, CTOSIHHS 3 OMOPOtO Ta 0€3).

Ta6mnus 5. JlocarHenHs motopHux pyoOexiB 3a HINE-2 3 BUKOpHCTaHHAM
nanux FIREFISH 3a 6 micauiB 10 00poOku nanux (6a3oBuii creHapiii)
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Iloxasnuk | Kommaparop HaiBue nopiBHIHHSA MAIC
(JocmimreH
HA)
Jo OR s RR s TTics OR s RR na
y3romkeHH | Pucaumimam | Pucaumiaam | y3romkeHusa | Pucaummam | Pucaummam
1 Vs VS 3Ba)kCHA Vs Vs
Kimekicts | Kommaparto | Kommaparo KIBKICTB Kommaparo | Kommapato
pignosiacit | p (95% CI) | p(95% CI) | sigmosizeit | p (95% CD | p (95% CI)
/ Po3mip / Po3uip
BHOIPKH BuOipku (%o
(% BiAMOBiAAYI
BimmoBigau B [95% AI])
iB [95%
CID)
Saramsia | Pucanmnav’ | [ AR | D | D DN N N
BIAIIOBIb (FIREFISH)
Hycirepcer' | [  RHIHI | I NN BN B N
(ENDEAR)
HIIT® I DN DN DN S | .
(ENDEAR)
Moprmit | Pucmumav’ | [ AR | I | D D D N
KOHTPOJIb (FIREFISH)
TIOJTOKCHHS
TOIIOBH
Hycinepcer® | [ RHIH I N BN BN
(ENDEAR)
HIIT® I DN DN DN S | .
(ENDEAR)
Tepesepra | Pucmumrav’ | [ ARSRRN | DD D N N N
HHS (FIREFISH)
Hycinepcer' | [ RHIHI I N B BN
(ENDEAR)
HIIT® I DN DN DN N | .
(ENDEAR)
Cavocritin | Pucmnmav’ | [ AR | I | D DN N e
¢ cuminag | (FIREFISH)
oc3
M ATPAMKH
Hycinepcer® | [ RHIHI I N B B
(ENDEAR)
ZIEIIT\]?;EAR) B DN DN DN S |
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Cuninasa 3
MATPAMKO

Pucoummam?
(FIREFISH)

10 Ta 6e3

Hyciuepcen?®
(ENDEAR)

HIITS
(ENDEAR)

CrostHHA 3
OTIOPOr0 Ta
oe3

Pucoummam?
(FIREFISH)

Hycinepcen®
(ENDEAR)

HIITS
(ENDEAR)

Cl, Josipui inTepBamu (CctarucTuuHmit OyTcTpem, Oyrerpen Bubipka N=1000); OR, Odds Ratio — BimHOmICHHA
mancis, RR, Relative risk — Binrocumii pusuk; HIIT — maiikpama migrpumyroda Tepamist; * ouinka 3a HINE y ami 0,
119, 245 Ta 364; ¥ ouinka 3a HINE y ami 183, 302 ta 394; * OR paxysaiucs 3 Bukopuctantsm «half-cell correction»;
CI Knonmepa-TTipcona; T ORs He Oy mopaxosaHi y 38°s13Ky 3 0 BHIIAIKIB

[Ipn nopanbmmx (HPapMaKOCKOHOMIYHMX PpO3PaxXyHKaX y Jocke Oyin
BUKOPHUCTaHI pe3ynbTaTh MOTOpHOI (yHkmii 3a mkanoro HINE-2, a came Toukm
CUIHHS 3 MATPUMKOIO Ta 0€3, CTOSIHHSA 3 OMOPOro Ta 0€3. AHai3 pe3yabTatie MAIC
NOKa3aB, [0 NOKa3HUK CUIIHHS 3 MIATPUMKOIO Ta 63 OyB KpaluM MPH 3aCTOCYBAHH1
pUCIMIAJIaMy TIOPIBHSHO 3 HAMKPAIIOK NIATPUMYIOUOK0 Tepanieto:. OR (95%
CI ), TOKa3HUK CTOSIHHS 3 OMOPO HE OyB pO3paxoBaHUil y 3B S3KY 3
BIJICYTHICTIO BHNAAKIB Yy 000X rpynax. [Ipy HaiBHOMY MOpPIBHSIHHI PUCAUILIAMY 3
HANKpaIo NIATPUMYEOUOI0 TEPAIMIE0 MOKA3HUK CHIIHHS 3 TIATPUMKOIO Ta 0e3 OyB
KpammM s rpynu pucaumiamy  (OR - (95% CI _)), MOKa3HUK
CTOSIHHS 3 OITOPOIO HE OYB pO3paxOBaHMid y 3B’SI3Ky 3 BIACYTHICTIO BUMIAJKIB y 000X
rpynax.

Pe3ynbprar mopiBHSHHS pUCOUIUIAMY 3 HyCiHEpceHOM 3a aHamizom MAIC
CBIAYHTH MPO TE, MO PUCAUILIAM MOKE OyTH OUThIN €()EKTUBHUAM 34 MOKA3HUKOM
cuninns 3 miarpumxoio ta 6e3 (OR [ (95WF) , @ HYCIHEPCEH 3a
MOKA3HUKOM CTOSIHHS 3 omnoporo Ta 06e3 (OR (95% CI )). Tlpu
HAiBHOMY [MOPIBHSIHHI PHCIWIUIAMY 3 HYCIHEPCEHOM, HYCIHEPCEH MaB Kpaili
nokazHukn: OR a1 NOKa3HUK CUIIHHS 3 MIATPUMKOKO Ta 0€3 CTAHOBHB (95%

CI -, a OR ju1st NOKa3HKMKA CTOSTHHS 3 OMOPOIO Ta 0€3 CTAHOBUB (95%
CI ).

Ta6mnust 6. JlocarHenHs MoTtopHux pyoOexiB 3a HINE-2 3 BUKOpHCTaHHAM
nanux FIREFISH 3a 12 micsuiB (po3mmperuii crieHapii)
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IToxasruk | Kommapato HaiBHe nopiBHAHHA MAIC
p
(JocmimreH
HT) Jo OR s RR ma [Micma OR s RR mms
y3rojukeHH | PucaummaM | Pucaumnam | ysromxeHH | Pucaummam | Pucaumiaam
bi Vs VS 1 VS Vs
Kimpkicts | Kommaparo | Kommaparo 3BakeHa Kommaparo | Kommaparo
piamosigeit | p (95% CI) | p(95%CD | ximekicts | p (95% CI) | p (95% CD)
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Hycirepeer | [ RN | IEEEEEN NN DN DN DN
§
(ENDEAR)
HIIT? I BN D DN D |
(ENDEAR)
Cuzimms 3 | Promumnay | [ NASE | I | DN DN DN
miaTpEMEo |
10 Ta 0e3 (FIREFISH
)
Hycinepcer: | [ EENEN | INEEEEEN DN BN DN
§
(ENDEAR)
HIIT? I B D D DN |
(ENDEAR)
Crommma 3 | Promumnay | (RN | N | DN DN DN
onoporo Ta |
0e3 (FIREFISH
)
Hycinepeer | [ EREEN | INEEEEE NN BN DN D
§
(ENDEAR)
HIITS I BN D D D |
(ENDEAR)
CIL, Josipui inTepBaymm (craructmdnuit OyTcTpem; OyTecrpen BuOipka N=1000); OR, Odds Ratio — BimHOIIEHHS
mancis;, RR, Relative risk — Bigsnocumit pusux; HITT — maiikpama miarpamyroda Teparis; - ominka 3a HINE uepes 12
micsauis; ¥ ouinka 3a HINE y mui 183, 302 ta 394; * OR paxysamucs 3 Bukopuctanaam «half-cell correction»; °CI
Knommepa-ITipcorna

Jlns mpoBeACHHS NOJATBIINX (PAPMAKOCKOHOMIYHHMX PO3PAXYHKIB Y OChE OyIin
BUKOPHUCTaH1 pe3ynbTarTh MOTOpHOI (yHkmii 3a mkanoro HINE-2, a came Toukm
CUIHHSA 3 MATPUMKORO Ta 0€3, CTOSIHHS 3 OMOPOKO Ta 0e3. AHami3 pe3yabrarie MAIC
MOKAa3aB, 110 MOKA3HUK CUJIHHS 3 MIATPUMKOIO Ta 0€3 OyB KpalluM y pUCAUMITIaAMY
NOPIBHSAHO 3 HANHKpamow MmiATpuMywuow Ttepamnier: OR (95% CI
), TIOKa3HUK CTOSIHHS 3 OMOporo Ta Oe3 craHoBuB OR (95% CI
).

[Ipn HaiBHOMY MOPIBHSHHI PUCAMILIAMY 3 HAHKpPaUIOKw MIATPUMYKYOIO
tepanieto OR 11 MoOKa3HUKA CHJIIHHS 3 TIATPUMKOIO Ta 0€3 CTAHOBUIIO (95%

CI -), a OR 1151 moka3HUKA CTOSIHHS 3 OMOPOKO Ta O€3 CTAHOBHUB (95%
CI ).

Pe3ynbrar mopiBHSHHS pUCIWIUIAMY 3 HyciHepceHoM 3a anamizom MAIC
CBIAYHTH MPO TE, IO PUCAUILIAM MOKE OyTH OUIbII €(DEKTHBHUM 34 TMMOKA3HUKOM
CUAIHHS 3 i ATpUMKORO Ta 0e3 (OR (95% CI ), Ta CTOSIHHS 3 OTIOPOO
Ta 0e3 (OR (95% CI )). [Ipn HaiBHOMY MOPIBHSIHHI PUCIUILIAMY 3
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HYCIHEPCEHOM MIATBEPIKYEThCS nepeBara pucammamy: OR Ui moka3Huka
CUIIHHA 3 MIATPUMKOK Ta 0€3 CTaHOBHB 95% CI ‘a OR nmns
MOKa3HUKA CTOSTHHS 3 OMOPOI0 Ta O€3 CTAHOBUB (95% CI ).

[Toka3HukK pyxoBux HaBHYOK AuTHHH 3a mKkaaow CHOP-INTEND (anani3 OyB
npoBeAcHU At 1BOX KiHUEBHUX TOUOK 32 CHOP-INTEND: nokpameHHs KUTbKOCTI
OamB Ha >4 Oanu BiJ BUXIAHOTIO PIBHS Ta JOCSATHEHHS 3arajibHOi KIJTBKOCTI OastiB
(monaiiMenine 40 OaiB).

1) bazoBmii cuenapiii: pesyneraty 3a wmkaioro CHOP-INTEND 3
BukopuctanHsMm ganux FIREFISH 3a 6 wicdamiB 10 oOpoOKM JaHuUX Ta JaHUX
nociimkeHHss ENDEAR.

Pesynbrarn HaiBHOro mopiBHsHHSA Ta MAIC moka3yroTh, MO PHCIUIUIAM Mae
Kpalll MOKa3HUKK PyXoBUX HaBM4OK 3a mkainorww CHOP-INTEND mnopiBHsSHO 3
HaliKpamow MmiATpUMYKWY0KW  Tepamierw. Pesymeratn  anamzy MAIC
JEMOHCTPYIOTh MOKpalleHHs1 Ha >4 Oanu Bix BUXIAHOTO PiBHSA: OR (95% CI

) ta mocsruenns >40 Ganiz (OR [ 95 % CI1 )). Tlpu

HAiBHOMY NOPIBHSHHI TaKOK OyJI0 MOKPAIEHHSI PYyXOBUX HAaBUYOK Ha >4 Oanu Bij

BUXIJHOTO PiBHS MPH 3aCTOCYBAaHHI pucaumiamy: OR (95% CI _) Ta
nocaraeHHs >40 6anis (OR (95 % CI H)).

Pesynbrarn ananisy MAIC takox cBiguaTh Npo Te, M0 PUCAUILIAM MOKe OyTH

e(PEKTUBHIIINM 32 HYCiHEpCEeH 3 TOYKHM 30Py MOKPALICHHS PYXOBMX HABHYOK 3a
mkajgoro CHOP-INTEND na >4 Ganu Big BuxigHoro piBHsS: OR (95% CI
B 2 cocarsenns >40 Ganis (OR [ (95% CI ‘)). HaiBhe
NOPIBHAHHS TAaKOK CBIAYMATH MPO OUIBIN BUCOKY E€(QEKTUBHICTH PUCAUILIAMY Y
MOPIBHSIHHI 3 HYCIHEPCEHOM Y mokpaiieHHi omiHky 3a CHOP-INTEND na >4 Ganis
BIJl BUXIJTHOTO PIBHSI:; OR. (95% CI-). [Mloxo pocsruenas >40 Oanis
3a CHOP-INTEND (OR (95% CI )), OIIIHKA € CIPUSTIMUBOIO IIOJ0
pucaumiamy, ogHak 95% CI Bkirovae OR <.

2) Posmupennii cuenapiit: pesyaprati 3a wkanorw CHOP-INTEND 3
BukopuctanHsM nanux FIREFISH 3a 12 micsmiB Ta nanux gocnimkenass ENDEAR.

Pesynbrarn HaiBHOro mopiBHsHHSA Ta MAIC moka3yroTh, MO PHCAUIUIAM Ma€e
Kpalll MOKa3HMKM PyXoBUX HaBM4OK 3a mkainorww CHOP-INTEND mnopiBHsSHO 3
HAaliKpamow MiATPUMYYO0K  Tepamierw. Pe3ympbratn  aHami3 MAIC
JEMOHCTPYIOTh MOKpaleHHs1 Ha >4 Oanu Bix BUXIAHOTO PiBHSA: OR 95% CI
ﬂ) ta mocsruenns >40 Gamie (OR [ 95 % cI1 ). Ilpu
HAiBHOMY TMOPIBHSHHI TaK0K OyJI0 MOKPAIEHHSI PYyXOBUX HAaBUYOK Ha >4 Oanu BiA
BUXI1THOTO PiBHS MPH 3aCTOCYBaHH1 pucaumiamy: OR 95% CI | G
nocsruenns >40 Ganis (OR [ (95 % C1 i)).

Pesynwrarn ananizy MAIC takox cBia4aTh Npo T€, U0 PUCAMILIIAM MOXE OyTH
€(PEKTUBHIIIMM 32 HYCiHEPCEeH 3 TOYKHM 30Py MOKPALICHHS PYXOBMX HABHUYOK 3a

mikajgoro CHOP-INTEND Ha > 4 Ganu Bia BuxigHoro piBHsi: OR (95% ClI
B 2 jocsrsenns >40 Ganis (OR [ (95% CI )). HaiBne

NOPIBHSHHS TAaKOK CBIAYMATH MPO OUIBII BUCOKY E(QEKTUBHICTH PUCAUILIAMY Y
MOPIBHSIHHI 3 HYCIHEPCEHOM B mokpaieHH1 oiinku 3a CHOP-INTEND na >4 GaniB
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BiJl BUX1IHOTO piBHS: OR (95% CI ) Ilono nocsruenus >40 Oajis
3a CHOP-INTEND (OR (95% CI )).

Ilpu nposeoenni haxoeoi excnepmusu 6CIMAHOBIEHO, WO Y OOCLE NOOAHT Oami
BIOKpUMo2o  baeamoyeHmpogoco  00OHO2PYNo8o2o  docriodxcenus  azu  1I/111
FIREFISH, 6 sxomy 6ugyanu 0e3nexky, nepeHocumicms, QapmMaKoKiHemuxy,
papmaxoounamixy ma egpexmusnicmo pucouniamy y nemosiam iz CMA 1-eo muny.

Bionocni ehexmu nikysans 0yau uzHayeri O 00 €OHAHUX OAHUX NAYIEHMIG
epynu 6ucokoi 0osu yacmunu | oocnioscenns FIREFISH i ecix nayienmie yacmunu
2 FIREFISH.

3as6HUKOM HAOAHO pe3yIbMamu CROCmepediceHHs 24 micayie 6 yacmunax | ma
2 oocnioxcennsi FIREFISH, kompi 6yiu npeocmagieni Ha MiJICHAPOOHUX KOHEPeCax
2020 — 2021 poxy y 6ueinsioi cmenoogux 0onoegioell. Jlani pe3yismamu y 0oCbe
HageoeHi auuie 015t 000AmMKOBOI iHGopmayii ma He OVIU BKIIOYEHI Y NOOATbULE
Henpsime NOPIGHAHHA JIUKYBAHHA Y 36 A3KY 3 MUM, WO NOSHUU 38iM KIIHIYHO2O
Q0CHiOJNCeH sl  Hapazi, HeOoOXIOHUil O0as 00pAHO2O  IHCMPYMEHMY HeNpsIMOoco
NopIGHANHSL JIKYBANHSL, uje He Oocmynnuil. V 36'a3Ky 3 yum oani pesyiemamu He 0y1u
npeocmaeiieti y GUCHOBKY.

/1151 npogeoentis HenpsamMo20 NOPIGHAHHS BUKOPUCHIOBYBUIU OKPIM OOCHIOIICEHHS]
FIREFISH oani bacamoyenmpogozo, panoomiz08an020, NOOBITIHO Cllino2o, nidayebo-
KoHmpo.wosaroeo oociiodxcennsi ENDEAR 3a yuacmi 121 nayicnma (80 nayicnmig y
epyni Hycinepcery, ma 41 nayieHm y epyni KOHmMpoo).

Henpsme nopisnsanusa pucouniamy, Haukpawol niompumylodoi mepanii ma
Hycinepceny npo8oOWIU 3d MEMOOdMU HEKOPEe2OBaAH020 (HAIBHO20) NOPIGHAHHS Md
HENpUE a3AH020  Y3200CEHO20  CKOPULOBAHO20 HENPAMO20 NOPIGHAHHA  NICII
KOpu2ysamHsi GiIOMiHHOCmeT 8 Xapakmepucmuxax kameeopiii nayicnmie (Unanchored
Matching-Adjusted Indirect Comparison, MAIC). 3anpononosana 3as6HUKOM
MEMOOUKA NOPIGHAHHA NPenapamie pucouniamy, HyciHepceHy mad HAuKpauol
RIOMpuUMYI040i mepanii 4epes CKOpucosane Henpsme NOPIGHAHHS NICIS KOPeryil
giominnocmeti kamezopiii nayicumis (memoouxa MAIC) 6 oarnomy sunaoxy € yiikom
obrpynmosatioio. Jlana memoouxa onyonikosana marxoowe y ooxymenmi « NICE DSU
TECHNICAL SUPPORT DOCUMENT 18: METHODS FOR POPULATION-
ADJUSTED INDIRECT COMPARISONS IN SUBMISSIONS TO NICE »°. Onucana y
00Cbe Memoouxa (ma Gopymynu) Gionogiode peciameHmy NpoBeoeHHs. OdHO20
AHANI3Y .

Cnio 3a3Ha4umu, o 3a896HUKOM HABEOCHO MeopemuyHi OCHOBU 34CMOCO8AHOI
MEMOOUKU, NpOme He HABEOEHO CAMI pe3yIbmamu  PO3PAXYHKY 3 eleMeHmdamu
mooeni, 6acogux roeiyienmie Mmooeni, wo Oyau OCHOB0W Ol (HOPMYBAHHS
NPOCHO308AHOI KO2OPMU PUCOUNIAMY | NPOCHO308AHUX PE3VIbMAmMIE JIKY8AHHS OJis
oanoi xocopmu. Tomy nageoewi NPOSHOCMUYHI OYIHKU HE NIONAAI0Mb MeXHIYHIl
nepesipyi i MoJICyms Oymu oyineHi milbKu 3d pe3ylemamueHumMu Oanumu 6e3 oyinKu
KOpeKmHOCMI po3paxynkie. B oanomy eunaoxky moowxe Oymu npogeoenda oyinka 3d

¢ http://micedsu.org.uk/wp-content/uploads/2017/05/Population-adjustment-TSD-FINAL.pdf
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NPUHYUNOM, U0 OOPAHA MEMOOUKA € NPABUILHOIO | MexaHism IT peanizayii 00380s€
OYIKYSamMU NPUUHAMHI pe3y1emamu dHdlisy.

Kpim moeo, 3aaenux camocmiiino 8ioMivac, uo 3d paxyHox HeB8elUuUKo2o Yucid
cnocmepesicetb. OaHe Henpsime NOPIGHAHHS MAE NeGHI MemoOUdHi 0OMECeHHs |
bazyemscsi He HdA OYiHYi po3no0inie OKpeMux ndpamempie (o nepeobayde
Kaacudnui mexanizm  peanizayii memoouxu MAIC), a mna cepeownix Guxionux
XAPAKMEPUCMUKAX, WO ZHUNCYE MOYHICHb OYIHKU | MOdICe NIOBUULYBAMU DUSUK
noxubxu. Taxuii nioxXio He MOJICHA 88axcamu Xubnum O OaHoi cumyayii, npome,
BU3HAYEHHS PO3NOOINIE HA OOMEJCEHOMY HYUCIH CROCMepedcetb MAmumMe mMaKoddC
0OMedICeHy MOYHICb.

YV oocwe ananizysanuce oani FIREFISH 3a 6 micayie 0o 00pobku oanux ma 12
micayie. Cepeoniti wac nepedysanisi nayicumie y oocniodcenni ENDEAR 6 epyni
HYciHepceHy cmanosug 283 OHi8, OOHAK cepeOHiti yac nepebysaHs nayicumis y cpyni
Hatikpawgol niompumyrowoi mepanii y oociioxcenni ENDEAR cmanoeus 187 oHis.
Taxa piznuys y oocniodcenni ENDEAR noscHioemoscsa mum, o 810COMOK NOMepPIux
HEMOBISM Y epyni HAlIKpauol niompumyoyol mepanii 6y8 3HAYHO GUULUM.

Haseoeni oocniosxcentss manu CRilbHi NEPEUHHi ma GMopuHHi Kinyegi mouKi.
ChninoHumu KiHyeeuMu MmoyKamu, sKi CMaiu OYiHOYHUMU O/ NOPIGHAHMSA Oyilu
3aedbHA BUIICUBAHICMb A BUIICUBAHICMB 6e3 N00iT, 00CSCHEHHS MOMOPHUX (DYHK YTl
3a wxanroro HINE-2 (giocomox nayicumis, wo Oaiu 6iOnogiov Ha JIKY8AHMA,
GIOCOMOK 3 NOBHUM KOHMPOJIEM NOJOCEHHS 20]I06U, BIOCOMOK WO cuosime 0Oes
NIOMPUMKY, SAKI CUOAMb 3 NIOMPUMKOIO, SKI NOBEPMAIOMbCS, SKI CMOosmy), 3d
wikanoro CHOP-INTEND (nokpawenns >4 6anie 6io 8uxionoeo pi6is, 3d 3a2aibHON0
oyinkolo =40 banie), HasA6HICMb HEOUNCAHUX SABULY, CEPHOZHUX HEOUIICAHUX ABULY.

Pazom 3 mum, oocniodcenns manu posdidcHocmi 3a 3aedivHum OdIomM 3d
wikanoro CHOP-INTEND ma mpusanicmio oocniodcenns. 1[i ¢pakmopu pazom 3
GIKOM Npu NepuLiti 0031 ma MpUBANICMIO CUMNMOMIE 3dA6HUK NOKIAB 8 OCHOBY
moougpixayii - macugy Oanux  oocnioxcennss FIREFISH ons  3abesneverins
MOJICIUBOCMI  NOPIGHAHHA 3 pesyiemamamu  oocrioncenuss ENDEAR. B
OQOCTIOJNCEHHSX 3AABHUK GIOZHAYAE T IHULT YUHHUKU PO3DIJICHOCMET, OOHAK Y NpoYeci
amanisy ix NI Ha pe3yIvmamu SUIHAYEHO 5K He CYMMCEGULl (CMAMUCmMu4Ho He
SHAYUMUti), MOMYy 8OHU He BU3HAYEHI OJisl POpMYBAHHS MOOUPIKOBAHOSO HAOOPY
OaHUX.

Ilpu  po3paxyHxy GIOHOCHUX WNOKA3HUKIE KIIHIYHOI ephexmusHocmi o000
sudicuearnocmi  6ez nooii  (sudicusanocmi  6e3 NOCMItHOI 8eHmuisAYil 1ecetv),
3a2aNbHOl  GUIICUBAHOCMIT  BUKOPUCMOBYS8ANU | 2-micsiuni  Oami  OOCHIONCEHHs
FIREFISH ma ~ 9 micauni oani oocuioncenns ENDEAR.

11io yac nposedenns paxosoi excnepmuzu nyosikayii oocnioocenns ENDEAR
(Finkel et al., 2017) 6yno ecmanoeieHo, wo y pesyiemami mepanii y epyni
HYCIHepCeHy KilbKiCmb nayieHmis, ki He nompeoysanu NOCMIUHOI 8eHMUISAYil
Jecerv, cmaroswia 62 i3 80 nayicumie, y epyni Hatikpawoi niompumylodoi mepanii -
28 i3 41 nayienma.
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Oyinka pesyiomamie OeMOHCMpPYE Nepesaly pucouniamy y NOPIGHAHHI 3
HAUKpawo1l0 niOMpuMylod4olo mepanicio sk OJisi HaAiBHO20 NOpIGHANHS, MAK 1 OJis
MAIC. Pucounnam 6ye egpexmugHiuium Hidic HAUKpAwd niompumyroua mepanisi oJis
sudicusarnocmi 6ez nocmitinoi eenmuiAyil (HRﬂ) npu HaieHOMY
nopieuanuni ma (HR ona MAIC. Awuanoeiyvno 0ns  3a2anbHOl
sudICUBAHOCII  pucouniam 0y8 eekmusHiuuM HidC HAuKkpawa niompumyoyd
mepani: HRH npu naienomy nopienanni ma (HR ﬂ)
npu MAIC. Oyinxku € cmamucmuyHo 3HAYUMI.

Bionowiennss  puszuxie 011 GudICUBAHOCMI  Oe3  NOCMINHOI  GeHmuAYil

pucouniawnycinepcern  HR—|| GGG__ « R o V41C

Ko2opmu. Anano2idyno 05 3a2aibHOl GUHCUBAHOCII pucOuniam/ Hycinepcen: HR=
B - B o \/AIC kocopmu. Oyinku € cmamucmuyno
SHAYUMI.

Jlocsienenns pyxosux gyuxyiit 3a momoprumu wixaiavu HINE-2 ma CHOP-
INTEND nposoouscst 3a 06oma Habopamu Oanux, a came Oa308uUM CyeHapicm 3
suxopucmanusim oanux FIREFISH 3a 6 micayie 0o obpobxu oanux (mobmo i3
cepeOHbo0 MPUBALiCMIO cnocmepedicenHs ~ 9 micsayie) ma ~ 9 micstunumu OaHumu
oocniogcenus ENDEAR. Ak 3aznadeno y 0ocve, pe3yivmamu posuupeHo2o CYeHapio
ynepeodiceHl Ha KOPUCHb PUCOUNIAMY, OCKIIbKU NAYIEHMU O06ULe OMPUMYEAIU
PUCOUNTIAM MA MATU O08ULUTL nepiod cnocmepediceris nopisHsano 3 ENDEAR, oonax
oani pe3yibmamu npeocCmasiiei 3asi 8HUKOM OJ1s1 NOGHOMU AHAI3Y.

IIpu nooansuiux hapmaxoekoHOMIYHUX POIPAXYHKAX Y O0CHE OVl GUKOPUCMAHT
NOKA3HUKYU MomopHux ynxyiii 3a wkanoo HINE-2, a came cudinns 3 niOmpumkoro
ma 6e3, cmosiHsL 3 ONopoio ma be3 3 ba306020 MA POULUPEHO2O CYEHAPIIO.

Illpu npoeedenni nopiguanHsA 3 HAUKPAWOI RIOMPUMYIOUOI0 MEPANIEI0
PUCOUNIAM MA8 CYMMEBO KPAUyi NOKA3HUKU OCHOBHUX DPYXO8UX (yHKyill, a came
3aednvHa 8iI0N0GI0b, NOGHUTI KOHMPOTIb NOJIOJICEHHS! 20JI08U, CaAMOCmitiHe CUOIHHS be3
RIOMPUMKU, cUOdinHs 3 niompumkolo ma 6e3. ORs Ois pucouniamy 6 nopieHsanmi 3
HATIKPAwoo NIOMPUMYIo4olo mepanicio Ot pyxoeux yuxyii 3a wxairoro HINE-2
npu 6azoeomy cuenapii (6 micauis), a came nepecepmantis, CMosHHS 3 ONOPOIO Md
Oes ne oyiu nepepaxoeati y 36 ’a3xy 3 0 unaoxis.

11i0 wac npoeeoenis excnepmuszu 00CbE PpUCOUNIAMY GCHMAHOBICHO, WO 3d
Pe3yIbmamamu. HeKopeco8ano2o (HAi8Ho20) NOPIGHANHS 3 GUKOPUCMAHHAM OdHUX
oocnioxcennsa FIREFISH 3a 6 micauie 00 00poOKu 0anux ma Oauux OOCHONCEHHS
ENDEAR pucounnam 6ys binvut echekmuenum nopieHsno 3 HyCiHepCceHoOM 3a makumu
PYXOBUMU HABUYKAMU, AKI OYIHIOGAIU 34 MomopHolo wxaiow HINE-2: saeanvha
BIONOBIOb, NOGHUTI KOHMPOIbL NOJOJCEHHS 20JI08U, CAMOCHIliHe CUOiHHSA 6e3
RIOMPUMKY, OOHAK PISHUYS ) pe3yivmami He € CMAMUCMUYHO 3HAYYWOoI. 3d
pyxosunu Gyuyismu cudinua 3 niompuvxoro ma 6es (OR ||| KKGG
cmosnns 3 onopoio ma 6ez (OR _) PUCOUNIAM  NOCMYNABCS
HYCIHepCeHY, OOHAK Pi3HUYs Y pe3yiemami Oyid CmamucmuyHo ne 3uadyud. Ananis
pesyromamie  MAIC  npooemoncmpysas nepesazy pucOuniamy HNOPIGHAHO 3
HYCIHEepCeHOM 3d MAKUMU PyXoeumu pybedcamiu, [Ki OyiHIO8Anu 3d MOMOPHOIO
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wranolo HINE-2: 3aeanvna 6i0nogiob, NOGHUN KOHMPOIb NONOJNCEHHS 20JI08U,
camocmiiine Cuoinms oe3z niompumku. Pucouniam 0emoncmpyeas maxodic nepesacy
WOOO CUOIHHA 3 NIOMPUMKO mda 6e3, OOHAK PIZHUYS 3d YUM HNOKA3HUKOM He €
CMAMUCMUYHO 3HAYYUL0I0. 3d PYXOBUMU HABUYKAMU CMOSIHHI 3 ONOPOI0 ma 0e3
pucouniam nocmynascs wnycinepcery (OR _) OOHAK DISHUYA Y
pe3yiemami Oyjia CmamucmuyHo He 3HAYYUd.

Pesynemamu naisnozo nopieuanns ma MAIC 3 euxopucmannam 12-micaunux
OAHUX MAKOJIC NPOOEMOHCMPYBAIU Nepesasy Yy KAiHIYHil echekmusHocmi pucouniamy
NOPIGHANO 3 HAUKPAWLOI0 RIOMPUMYIOUOI0 MEPANIEI 30 BCiMA PYXOGUMU DYHKYIAMU
3a wranolo HINE-2. Oonax neobXiono 3asnavyumu, wo pisHuys y KILHIYHIT
ehexmusHOCmi pucouniamy NOPIGHIAHO 3 HAUKPAWOK NIOMPUMYIOHOIO MEPAnicio
U000 PYX0BOI HABUYKU CMOSANHS 3 ONOPOIO0 Ma Oe3 Oyau CMAmMUCmMu4Ho He 3HAYYIYi
(naisne nopiensnns OR || KGGEGEGEREW o V4 or .

3a pe3ynremamamu HeKOpe2o8aHo2o (HAIBHO20) NOPIBHAHNS 3 BUKOPUCIIAHHAM
12-micaunux oanux oocniodcenns FIREFISH ma oanux oocnioocenns ENDEAR
PUCOUNIAM NOPIGHSHO 3 HYCIHEPCEHOM OeMOHCMPYE KPAWY KAiHIYHY ehekmugHicmy
U000 OCHOGHUX pYX0o6UX yuKyiil 3a wikanoio HINE-2: 3aeanvia 6i0nogios, noGHU
KOHMPOJIb NOJOJICEHHS 20]I08U, CAMOCMITiHe CUOINHS be3 niompumKu. 3a pyxoeumu

ymryismu nepesepmanns. (OR || KGR, c.oivvs 5 niompunicoo ma 6es
(OR ﬂ) ma cmosHusa 3 onopoio ma 6e3 (OR _

PUCOUNTIAM OEMOHCIPYE nepesasy, OOHAK PIZHUYS Y pe3yIbmami He € CMAmMUCmMUYHO
SHAYYUO010.

Ananiz pezynomamie MAIC (12 micauni Oani) npooemoncmpysas nepesazy
PUCOUNTIAMY NOPIBHAHO 3 HYCIHEPCEHOM 30 MAKUMU PYXOGUMU HASUYKAMU: 302ANbHA
8iONOBIOb, NOGHULI KOHMPOIb HNOJOJCEHHS 20N08U , camMocmitine CUOIHHS Oe3
niOmpumMKu, cudinns 3 niompumroro ma 6ez OR.  3a pyxosumu naguuyxamu
nepesepmanns  (OR || KGR, cnosva 3 onopoo ma 6es (OR

PpUCOUNTIAM OEMOHCMPYE Nepesaly, OOHAK PIZHUYS Y pe3yIbmami He
€ CMAMUCMUYHO 3HAYYULOI0.

Peszynvmamu 3a momopnoio ukanoio CHOP-INTEND ne 6yiu euxopucmani npu
NOOANILULOMY (DAPMAKOEKOHOMIYHOMY AHANIZI OOCHE.

3assnuk 6KA3ye, Wo CIAOKUMU CMOPOHAMU AHAI3Y € GIOKIIOYEH Mepedicd, 1o
0OMEDICYE MOJNCTUBOCII HENPAMO20 NOPIGHANHS, Hegeaukd GUOIpKa i GiOKpUmul
ouzaiin oocnioxcenns FIREFISH. Bcei naseoeni 3ayeancenHs, 6 momy 4ucii OJis
memoouxu MAIC, ue eusnauarome abcomomuy MmoyHicms KLiHIYHOI nepesacu
pucouniamy i nompebylomv 6paxyeanms NeeHol cyO’ckmueHocmi OyiHKu md
HASIBHOCMI NpUnNyuieHsv y NpoeeoeHHi oyinok. B momy yucii ye axmyaivHo 3d
OKpeMUMU NOKAZHUKAMU eheKmuUsHoCmi, Oe 00CsAcHYmi pe3yiemamu maiu oyinxy 0
(He OYIU 8U3HAYEHI Y JHCOOHO20 NAYIEHMA) | OYIHIOBANUCH ULTISAXOM MemoouKu «half-
cell correctiony, wo mooice mamu KOpexyilo pe3yibmamic 8 PYMuHHIti KIiHIYHIl
npakmuyi  npu  30ibULEHHI  KITbKOCMI  nayieHmie 4u  3001buleHHi  nepiooy
CNOCMEPEIICEHHSI.

20



Pucounnam ona nikyeanus cninanwvnoi m 'az060i ampogii (CMA) y nayicnmis sixom 6i0 2 micayis, 08.12.2021

Bapmo 36epnymu  ysacy, wo Xo4d MemoOuxd nposeoeHHsi Henpsmo2o
NOpIGHANHS.  UKOHANA NPABUILHO | pe3yIbmamu  OeMOHCMPYIOmb  nepesaey
pucouniamy Hao HAUuKpauyolo NIOMpUMYIOUOl0 mepaniclo ma HyCciHepCeHoM, 6OHU
MiCmsms GUCOKUT PU3UK YHepeodceHoCmi bepydu 00 yeaeu gulye HAOaHi HeOO K.

Illogo pe3syabratiB aHajdizy Oe3meku 3asiBjeHoro JI3 pucaumiam
NOPIBHSHHS MTPOBOAWIOCS 3 BUKOPUCTAHHAM HEMPSAMOrO MOPIBHSHHS JIIKYBaHHS 3a
METOJIOM HEKOPETOBAHOTO (HAIBHOTO) MOPIBHSAHHS Ta HEMPUB I3aHOTO Y3TOJIXKEHOTO
CKOPHATOBAaHOI'O HEMPSMOTO TMOPIBHSHHS MIC/IS KOPUTYBaHHsS BiJAMIHHOCTEH B
xapaktepuctukax kareropid mamientiB (Unanchored Matching-Adjusted Indirect
Comparison, MAIC).

AHani3 y 10Ch€ TPOBOAMBCS IS TPhOX KITHIYHUX TOYOK 3 O€3Meku: Oyap-sKe
HeOakaHe siBulle, Oylb-sike HEOaKaHE SBUILIE, IO TMPU3BENO 0 MPUIUHCHHS
JIKyBaHHsI, Ta OyIb-IKE CEPHO3HE HEOAKAHE SBUIIIE.

AHani3 pe3yapTaTiB WOA0 OE3MEKH MPOBOIUBCA 3a JBOMA HaOOpaMu JaHUX
(Oa3zoBHMi Ta pO3MIMPEHUI CLICHAPIN).

1) bazoBwmii cuenapiii: pesynbratu 3 BukopucTaHHsM gaHux FIREFISH
OPOTATOM 6 MicALiB 10 0OpOOKH JaHWX Ta AaHuX HociaikeHHs ENDEAR.

3riIHO J0ChE PE3YJIbTATH aHAII3y 0A30BOr0 CICHAPIO CBIIYATh MPO TE, IO
PHCIUIUIAM MOKE€ OYTH MOB’S3aHUNA 3 MEHIIOK KUIbKICTHO HEOAKaHWX SIBUILL, IO
NPU3BENH 10 MPUMTUHECHHS JIIKYBaHHS Ta OYJb-SKAX CEPHO3HUX HEOAKAHUX SBHIL Y
NOPIBHSHHI 3 HYCIHEPCEHOM Ta HAWKPAIIOK MIATPUMYKOUYOK TEPAMI€r0 SIK MPH
HaiBHOMY MOpiBHsHHI, Tak 1 MAIC. 3 Toukn 30py OyAb-IKOro HEOAKAHOTO SBHILA,
aHaJ13 HE MOKa3aB PIZHUIN MK PUCAMUIIAMOM Ta HYCIHEPCEHOM a00 HaMKpaloro
NIATPUMYIOYOKO Tepamier0. TOYKOBI OLIHKH BKa3yOTh HA TE, IO PUCAMILIAM MOXKE
OyTH CHIBCTABHUM 3 HYCIHEPCEHOM 1 OyTH TOB’S3aHMM 13 MEHIIOK KIJIBKICTHO
HeOaKaHUX SIBULI TOPIBHSHO 3 HAWKPALIOKW MIATPUMYIOYOK TEpaMmi€n, OJHAK
JOBIpY1 iHTEpBaIM BKIFO4aOTh OR Hukue 1.

Tabamust 7. Pesyneratm 3 Oe3nekm 3 BukopuctanHsm panmx FIREFISH
OPOTATOM 6 MicALIB 10 0OpOOKH JTaHUX

Kinmesa Kommaparto HaiBue nopiBHIHHA MAIC
TOYKA p
(JocmimreH
H) o OR ama RR mna Micas OR ama RR mna
y3roqkend | Pucouninam | Pucaummam | y3romkenn | Pucaumnam | Pucaumiaam
1 AL AL 1 AL AL
Kimskicts | Kommaparo | Kommaparo 3BakeHa Kommnaparo | Kommaparo
o / p(95%CI) | p(95%CI) KIBKICTB p (95%CI) | p(95%CI)
Po3mip o /
uoOipku (%o Posmip
3 HA [95% BuOipku (%o
CI)) 3 HA [95%
CID
Bym-mee | Pucmmmav | [ ASE | N I DN DN |
HA (FIREFISH
)
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Hycirepeer | [ RN | IEEEE DN BN DN D
(ENDEAR)
HIOT I BN DN D S |
(ENDEAR)
Bym-me | Pucmmmav | [ AR | N D DN DN | D
H4, mo | *
TIPHU3BEIIO (FIREFISH
0 )
TIPUIIMHCHH
P Hycirepeer | [ RN | NN DN BN DN D
mixysanmss | (ENDEAR)
HIOT I BN DN DN N |
(ENDEAR)
Bym-me | Pucmmmav | [ EAS | I D DN DN |
cepiioszHe (FIREFISH
HA )
Hycirepeer | [ RN | IEEEEN DN BN DN D
(ENDEAR)
HIIT I BN DN DN N |
(ENDEAR)
CL, Josipui inTepBamu (ctatucTmuHmil Oyrtcrperm; Oyrcrpen BmOipka N=1000); OR, Odds Ratio — BimHOIICHHA
manciB; RR, Relative risk — sigHocHU#t pmsuk; HIIT — Haiikpama miarpuMyroua Teparmis, * /i1 y3romKeHHS 3
pusHaucHHSIM Y ENDEAR cmepTh Oyi1a BKIIIOUEHA SIK MPHIHHA 171 nmpunuaeHES miKyBaHHS, °Cl Kionmepa-ITipcona

Pesynprarn anamizy po3MIMPEHOrO CUEHAPII0 JO3BOJISIKOTH MPUIYCTUTH, MO
pUCIUIUIAM MO>K€ OyTH MOB’SI3aHMN 13 MEHIIOK KIUTBbKICTIO HEOAKaHUX SIBUL, IO
NPU3BOJATH 10 TPUIMHEHHS JIIKYBAHHS Ta Oy/Ib-IKMX CEPHO3HMX HEODKAHUX SIBHLL
NOPIBHAHO 3 HYCIHEPCEHOM Ta HAHKpAIIOK MNIATPUMYIOUOK TEPAMI€rd K IMPU
HaiBHOMY mopiBHsHHI, Tak 1 B MAIC. IIlo crocyerbes Oyab-sSKOro HEORKAHOTO
SBHILA, QHAJII3 TPHUITYCKAE, 0 PUCAMILIAM MOXKE OyTH MOB’sI3aHUH 3 A0 OLIBIIOK
KUIBKICTIO TOBIAOMJIEHb MPO Oyab-siki HeOa)kaHl SBUIIA, HIK HYCIHEPCEH Ta
Halikpalia nmiaTpuMyroya Teparis, SK Mpd HaiBHOMY MOPiBHsHHI, Tak 1 B MAIC.
OnHaK OIIHKM HaOJIMKatOThCs 10 1 Ta JOBIpYl IHTEPBAJIA TAKOK BKJIFOYAKOTH OLIHKH,
B SKMX pUcauIuiaMm OyJe MOB’SI3aHWH 3 MEHIIOK KIJIBKICTIO HEOQKAHUX SBHLL, L0
CBIAYHATH PO HECYTTEBY PI3HULIIO.

Ta6anus 8. Pe3ynbrat aHamizy Oe€3MeKH 3 BUKOPUCTAHHIM 12-MICIYHHMX
nannx FIREFISH

Kommaparop HaiBue nopiBHIHHA MAIC
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Kiamesa | (HocnimkeH Ho OR ama RR mna MMicna OR ama RR mna
TOYKA HA) y3romkeH | Pucaunmam | Pucaumna | ysromkeHHa | Pucaummamy | Pucaummam
HA AL MY VS 3BaskCHA Vs AL
Kimpkicts | Kommaparo | Kommaparo KUTBKICTB Kommaparop | Kommaparo
moiit / p (95% CI) p TmoTiH / (95% CI) p (95% CI)
Posmip Posmip
BHOIPKH BuOipkH (%o 3
(%03 HA HA [95%
[95% CI]) CIDh
Byme-me | Puomnmmav | [ ARSSEE DN DN BN DN | N
HA (FIREFISH)
Hycirepcen I I BN BN BN
(ENDEAR)
HIT I B I I N s
(ENDEAR)
Byme-mce | Puommmnan' | AR | N BN D |
Hs, o | (FIREFISH)
TPH3BEIIO
“‘° Hycincpeerr | I | NN | O | | |
TMPUITHHCH
(ENDEAR)
HA
JKyBaHHSA
HIT I N N I N s
(ENDEAR)
Byme-me | Puomnmmav | [ ARSSEED N DN BN (D | N
cepiioszHe (FIREFISH)
HA
Hyciwepcen | I NN BN BN BN
(ENDEAR)
HIT I I N I N s
(ENDEAR)
Cl, Josipui inTepBamm (craTucTHuHmi OyTcTpem, Oyrcrpen BuOipka N=1000); OR, Odds Ratio — BigHOTICHHS
manciB; RR, Relative risk — BimHocHuU#t pmsuk;, HIIT — Halikpama migrpumyroda tepamis; * /T y3rouKeHHS 3
pusHaueHHIM Y ENDEAR cMmeprts Oyna BKimOUeHa SIK mprduHA A1l npurmmHEeHH TikyBaHes, °Cl Knonmepa-Tlipcona

3a oanumu naienozo nopisuanuns ma MAIC (6, 12 micayig) pucouniam mas
Oinour cnpusmiusuil Npoine Oes3nexku NOPIGHAHO 3 HAUKPAWOW RIOMPUMYIOUON0
mepaniclo ma HYCIHEPCEHOM U000 HeOUJICAHUX SAGUNY, WO Npuzseu 00 GIOMIHU
JUKYBaHHs 4u OyOb-sKe cepliosHe Hebadicane seuuye.
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Ilpu nooanvuiux hapmaKoekoOHOMIYHUX PO3PAXYHKAX Y 00CbE 3UAGHUK 00pas
Jiuute ooHe nebascane sA6ule - MAxyJ10-nanyivo3Hy GUCUNKY, 00SPYHMOBYIOUU MUM,
wo oate Hebadicame sigulye 6e3nocepeoHvo Nos 'sizamne i3 3aCmocy8antiM NPenapamy.
V' oocnioocenni  FIREFISH — wacmuna 2,  MAxy1o-nanyivo3Hd — 6UCUNKA
cnocmepiedndacsi y - nayienmis.

Lanyzesi cmanoapmu 'y cgepi oxoponu 300po8’ss Vrpainu 3 JiKYEAHHS
CRiHALHOI M 30601 ampoii giocymui. 38epmacmo ysaezy, wo CMAHOM Hd Ydc
ni02OMOBKU BUCHOBKY 8e0embCsi poOOMA MYIbMUOUCYUNTIHAPHOT pobO4Oi epynu 3
PO3POOKU eany3e8ux CmMAHOapmie meoudnoi oonomoau 3da memoio «llpocpecyioui
M 513081 oucmpodii: cninanvra m’sa308a ampogisy 6ionogiono oo naxazy MO3 6io
18.08.2020 poxy Ne 1908.

11i0 yac nposedenns: ekcnepmuzu ma CMAHOM HA Oamy NIO2OMOGKU GUCHOBKY
VROBHOBANCEHUM  opeaHom 3 oepoicasol OMT He 3HATOEHO MIJICHAPOOHUX
pexoMeHOayitl/ KliHiYHUX HACMAHOG w000 Jikyeanns nayicnmie 3 CMA, 6 sxi 6y1o
BKIIIOYEHO PUCOUNIAM.

3) nma”i wWoa0 Ppe3yJabTATIB  e(EeKTUBHOCTI BHTPAT BIANOBIAHO [0
PEKOMEHI0BAHOI IIKAJH IPAHNYHUX 3HAYEHb IHKPEMEHTAJIbHOI0 MOKA3HHUKA
e¢(peKTUBHOCTI BUTPAT B YKpaiHi

3 ypaxyBaHHSM CHEHIAJBLHOT I[IHOBOI MPOMO3UIlli Bl1J 3asBHUKA 3HAYCHHS
IHKPEMEHTAILHOTO ToKa3HuKa egektuBHOCTI BHTpar ICER nmma pucaumiamy y
NOPIBHSHHI 3 HAWKPAIIOK MiATPUMYIOY0I0 Tepamic€r0 JJis JIKYBaHHS CHIHATBLHOT
M’ s130B01 arpoii (CMA) 1 Tuny y mami€HTIB BIKOM BiJ 2 MICSILIIB CTAHOBUTH:

I'PH HA PIK JOJIAHOTO KUTTS, CKOPUTOBAHOTO Ha sKICcTh (QALY)
3 BUKOPUCTAHHSM MEPCIEKTUBU ACPKABHOTO MJIATHHUKA,

I'PH HA PIK JOJIAHOTO KUTTS, CKOPUTOBAHOTO Ha sKICcTh (QALY)
3 BUKOPUCTAaHHSM COLIAIBHOT MEPCHNEKTUBU (BKIIFOUECHHS MPSAMUX HEMEIUYHUX

BUTpPAT Ta BTPATH MPOYKTUBHOCTI JOTJISAAUiB);
rpH Ha Ppik gogaHoro >kuTTs (LYG) 3 BUKOpHUCTaHHSM

NEPCIIEKTHBH JIEP>KABHOTO TUIATHUKA,
rpH Ha Ppik gogaHoro >kuTTs (LYG) 3 BUKOpHUCTaHHSM

COLIABHOI MEPCIEKTHBH (BKIIFOUEHHS NPSIMHUX HEMEIMYHUX BUTPAT Ta BTPATH
OPOAYKTABHOCTI JAOTJISIIAYIB ).

Y MOpIBHSHHI 3 HYCIHEPCEHOM, PHCIUIUIAM € JOMIHAHTHOK TEXHOJIOTIE0
(MEHIII BUTPATHOKO Ta OUIbII €()EKTUBHOLO) 1715 JTiKyBaHHS CMA 1 Tury y narieHTiB
BIKOM BIJ 2 MICSIIB SIK 32 YMOBM BHKOPUCTAHHS MEPCICKTHBU JEP)KaBH, TaK 1
COLIAIBbHOT MEPCICKTUBH.

3uayenns iHkpemenmanvioco nokasHuka egpexmusnocmi eumpam ICER Ons
pucouniamy y NOPIGHAHHI 3 HAUKPAujolo NIOMPUMYIOUOI0 Mepaniclo nepesuuyc
noxasnux 3 BBII na oyuty Hacenenns Oiisi VKpainu, o € pekomeHOO8aHUM NOpPOSOM
eomosHocmi  nmiamumu O Vkpainu. BiOnoGiono 00 wixaiu pexomMeHO08aHUX
epanuynux 3uavenv ICER 6 Vipaini, maxi eumpamu ¢ HeegekmueHumMU, OCKiIbKU
suavenns ICER nepesuwyye noxaznux 3 BBII na oyuty nacenenns (301 405,92 epn)
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ma 5 BBII na oyuiy Hacenenns (502 343,20 epn). /[ po3paxyHKy epaHudHux 3Ha4eHs
ICER 6yno euxopucmano oani BBII na oyuty nacenennsi cmanom na 2020 pix, wo
onybuixosani Jlepocasnoio ciyocooio cmamucmuxu Yepainu 6io 22.03.20217.

IHokasnuku  ICER  ona  6azogoco ma — albmMepHAmMueHux  cyeHapiie
PO3paxo8y8aNIUcs, GUXO0AYU 3 KOHPIOCHYITHOI YiHOBOI Npono3uyii 3asA6HUKA HA
JHKAPCOKULL 3aCiO pucouniam ﬂ epi 3a 1 nuawrxy 60 me pucouniamy, wo €
HUSCYOI0 3a 3a0ekidaposary Hakazom MO3 Vkpainu No 72 6io 19.01.2021 onmoeo-
GIONMYCKHY YIHY HA %.

4) na”i MWOAO0 €KOHOMIYHOI AOUIIBLHOCTI (e(DEKTHBHOCTI BUTPAT, aAHAJI3Y
BILUIMBY HA NMOKA3HUKH OK/KETY) BUKOPHCTAHHS JIIKAPCHKOTO0 3200y

JlaHi moao epeKTUBHOCTI BUTPAT

EdextuBHicTh BUTpaT pucaumiiamy Oyia OLIHEHA 13 3aCTOCYBAHHSM METO/IB
BUTpaTH-¢(DEeKTUBHICTDH (cost-effectiveness) Ta BUTpaTtu-kopucHicTh (cost-utility), B
SKUX OLIHIOBAJMCS 1oAaH1 Poku >kUTTs (LYG) Ta 10aH1 POKHU KUTTS, CKOPUTOBaHI
Ha skicTh (QALY), skl oaae mamieHTy 3aCTOCYBAHHS PUCAUIIIAMY .

Bubip memooy gpapmarxoexoHomiuHo2o ananizy ‘eumpamu-eghexmusHicmes”’ ma
“eumpamu-xopucme”’ 3a56HUK OOILPYHMYBAE MUM, WO PUCOUNIAM MAE KIIHIYHI
nepesazu y NOpIGHAHHI 3 HAUKPAU0l0 NIOMPUMYIOHOI0 MEPAnicio ma HyCiHepcenoM,
WO NIOMBEPONCYEMbCS OAHUMU GIONOGIOHO 00 CAMOCMITIHO NPOBEOEHO20 3UAGHUKOM
HeNpsIMO20 NOPIGHANHSL 3 GUKOpucmantsim oociiodcenv FIREFISH (Baranello et al.,
2021%) ma ENDEAR (Finkel et al., 2017°). 3a oanumu camocmitino npoeeoenoco
3AA6HUKOM  HENPAMO20  NOPIGHANHS  OOCHIONCEHb  3ACMOCYBAMHHSL  PUCOUNIIAMY
HOPIBHAHO 3 HAUKpaworo niompumyloyolo mepaniero oas nayienmie 3i CMA [ muny
3abe3neyye NOKpawents, NOKAHUKIG 30ealbHOl GUICUBAHOCI, BUICUBAHOCHI De3
NOCMITIHOI GeHmusAYil, yacy 0o cmepmi abo NOCMItiHOT GeHMUIAYIT 1eceHb, d MAKOIC
HOKPpAWeHHs Y NOKASHUKAX pYxo8oi akxmueHocmi 3a wikaio HINE-2.

dapMaKOCKOHOMIYHI  PO3paxXyHKH ©Oa3yroThCsd Ha MOJEAl  MapKIBCHKOTO
JAHIIOTA 3 OUKIAMU TPUBAIICTIO 1 MiCsllb Ta 4acOBUM ropu3oHTOM 10 pokiB. Y
Mozenl Oyo 3aCTOCOBAHO KOPEKIII0 HAIMIBUMKILY, a BUTPATH 1 pe3yJibTaTu Oyiu
JMCKOHTOBAHI 3a cTaBKOIO 3%.

Mopene nependavae 6 cTaHIB 3A0pPOB’S uisl 000X TPyl JOCTIIKECHHS:
«CIMPOMOKHICTh TITBKH JIEKATHY, KMOCTIHHA BEHTUJIALISD, K CIIPOMOKHICTh CHJIITHY,
«CIPOMO>KHICTBh CTOSITUY Ta «CHPOMOKHICTh XOIUTH», & TAKOK CTaH «CMEPTh». B
MOJIETb OyJI0 BKJIFOUEHO SIK IPsIMi, TaK 1 HenpsMmi BuTparu (BTparu BBII, Bumnartu 3a
THBAJIIJTHICTIO).

7 http://www.ukrstat.gov.ua/express/expr2021/03/31.pdf

8Baranello G, Darras BT, Day JW, Deconinck N, Klein A, Masson R, Mercuri E, Rose K, El-Khairi M, Gerber M, Gomi K, Khwaja
O, Kletzl H, Scalco RS, Seabrook T, Fontoura P, Servais L.; FIREFISH Working Group. Risdiplam in Type 1 Spinal Muscular
Atrophy. N Engl J Med. 2021 Mar 11;384(10):915-923. doi: 10.1056/NEJM0a2009965. Epub 2021 Feb 24. PMID: 33626251.
Finkel RS, Mercuri E, Darras BT, Connolly AM, Kuntz NL, Kirschner J, Chiriboga CA, Saito K, Servais L, Tizzano E, Topaloglu
H, Tulinius M, Montes J, Glanzman AM, Bishop K, Zhong ZJ, Gheuens S, Bennett CF, Schneider E, Farwell W, De Vivo DC,
ENDEAR Study Group. Nusinersen versus Sham Control in Infantile-Onset Spinal Muscular Atrophy. N Engl J Med. 2017 Nov
2:377(18):1723-1732. doi: 10.1056/NEJMoal702752. PMID: 29091570.
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[TamieHTH BXOJATH B MOJACIb B CTaHI «CHPOMOXHICTh TIJIBKH JICKATH»
BIJIMOBIJTHO /IO MOYATKOBOI XapakTepucTUKU nomyJisiiii B gfocaimpkenni FIREFISH Ta
nochixkeHHl ENDEAR. KoxxeH Micsip BOHU MOKYTh MEPEXOIUTH 13 OJHOTO CTaHy
B IHIIMH, a00 3aJMIaThcs B TOMY CaMOMY CTaHi. [[Jisi KO>KHOTO Mami€HTa MPOLEC
nepexony BiAOYyBAEThCS 10 THUX MiP, TOKW BIH HE MEPEiae 10 CTaHy «CMEPThY.

Pesynpratn  (papMakOEKOHOMIYHOTO —aHami3y 13 3aCTOCYBaHHSM  MOJEINI
MapkoBa 3a TaHUMU 3assBHUKA HABEICHO y TaOIMIi 9.

Tabmmust 9. Pesynpraty (PapMakOCKOHOMIYHOIO aHAji3y pUCAMITIAMY 3a
JAHUMU 3asiBHUKA

Eran | Ha3a erany | Omnmuc

1 Beryn Oyintosana mexnonozis:
HalKpala mAaTpuMyroda Teparnisi+pucanriam
Komnapamop:
1) Halikpama nmigTpuMyro4a teparis 6e3 pucIumiamMy
2) HyciHepceH (aJlbTepHATHBHUN CLIEHAPIi)
Monens nepexony Mix cranamu Mapkosa Oyno modynoBano B MS
Excel.

2 Kontekcr LinboBa monyJisinisi: HaiBHI nanieHTH 13 CMA 1 Ty €BponeoinHol pacu

TOCJT I>KEHHS . ~ : N
cI)apMaKOeKOHOMl"IHI/II/I aHaJI13 HpOBeHeHO JJIA JIOKAJIBHUX YMOB pralHI/I

3 MEPCHEeKTHBH AEP)KaBH sIK MJIATHUKA T4 3 COLIAJbHOI MEePCIEKTHBH
(monaTkoBe BKIFOYEHHS MPSMUX HEMEIMYHUX BUTPAT Ta BIUIMBY BTPATH
NPOAYKTHBHOCTI OTHOTO 3 OTJIAA4iB).

UacoBuii TOPU3OHT MOnEMIOBaHHS CcTaHOBHTH 10 pokiB. Yacosuit
ropu3oHT 10 pOKiB 3asBHUKOM OOpPaHO TOMYy, IO NMPH MNPHPOJHOMY
PO3BUTKY 3axBOproBaHHS (0e3 crenu@ivyHOro MaTOreHETHYHOTO
JKYBaHHS) 3a Lei TepMiH OinbimicTh nanienTis 3 CMA [ tuny noMmupae.

CraBka IUCKOHTYBAHHS JJIsI BUTPAT Ta PE3yJIbTATIB CTAHOBHUTH 3%.

Hani mono egexkTuBHOCTI Ta Oe3meKu:

BIAMOBIHO [0 CaMOCTIHHO TIPOBEASHOrO 3assBHHUKOM HEMPSIMOTO
nopiHsiHAs  fochimkens FIREFISH (Baranello et al., 2021'%) Ta
ENDEAR (Finkel et al., 2017'1).

Jani mono kxopucHocti mpu obpanmx cranax: NICE ERG TAS588!2
(oTpumani Ha ocHOBi mocmimxenns Lloyd et al, 2019)"3. Skictb xuTTsa

Baranello G, Darras BT, Day JW, Deconinck N, Klein A, Masson R, Mercuri E, Rose K, E1-Khairi M, Gerber M, Gorni K, Khwaja
O, Kletzl H, Scalco RS, Seabrook T, Fontoura P, Servais L; FIREFISH Working Group. Risdiplam in Type 1 Spinal Muscular
Atrophy. N Engl J Med. 2021 Mar 11;384(10):915-923. doi: 10.1056/NEJMo0a2009965. Epub 2021 Feb 24. PMID: 33626251.
Finkel RS, Mercuri E, Darras BT, Connolly AM, Kuntz NL, Kirschner J, Chiriboga CA, Saito K, Servais L, Tizzano E, Topaloglu
H, Tulinius M, Montes J, Glanzman AM, Bishop K, Zhong ZJ, Gheuens S, Bennett CF, Schneider E, Farwell W, De Vivo DC,
ENDEAR Study Group. Nusinersen versus Sham Control in Infantile-Onset Spinal Muscular Atrophy. N Engl J Med. 2017 Nov
2;377(18):1723-1732. doi: 10.1056/NEJMoal702752. PMID: 29091570.

2Nusinersen for treating spinal muscular atrophy. Technology appraisal guidance [TA588] Final appraisal determination committee
papers:

https://www.nice.org.uk/guidance/ta588/evidence/final-appraisal-determination-committee-papers-pdf-6842813869

BLloyd AJ, Thompson R, Gallop K, Teynor M. Estimation Of The Quality Of Life Benefits Associated With Treatment For Spinal
Muscular Atrophy. Clinicoecon Outcomes Res. 2019 Oct 25;11:615-622. doi: 10.2147/CEOR.S214084. PMID: 31749625, PMCID:
PMC6818531.
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JFOAWHM, IO AOTISIIAE 32 XBOpHUM, Oyio B3sTO 3a manumu Rowell et al,
2020 (cepenne 3mHaueHns, 3rigHo 3 omuTyBambHHKOM EQ-5D-3L mns
JOTJISIAYIB).

PesynbraTi JiKyBaHHA y TMOPIBHSHHI 3 HAMKPAIIOK MiATPHUMYIOUOO
TepaIier:

1) 1,90 QALY nust Hadikparnol maTpuMyrodoi Tepamnii 6e3 1ogaBaHHs
pucnumiamy 1 9,04 QALY 3 nomaBaHHSIM pUCOUIUIAMY 1O
HaWKpamoi MATPUMYIOUOi Tepamii, MO 3 JIHCKOHTYBAHHIM
3abe3neuye nonatkosi 7,14 QALY.

2) 1,42 LYG pns Hafikpamoi mATpUMYroUoi Teparii 0e3 momaBaHHs
pucnumiamy 1 6,54 LYG 3 pOomaBaHHSM pUCAWIUIAMY IO
HaWKpamoi MATPUMYIOUOi Tepamii, MmO 3 IHCKOHTYBAHHIM
3abe3neuye noxatkosi 5,12 LYG.

PesynbraTi nikyBaHHS y MOPIBHSIHHI 3 HYCIHEPCEHOM (aIbTEPHATUBHUI
CLEHapii):

1) 4,57 QALY nna nycimepceny i1 9,04 QALY 3 nopmaBaHHSM
pucouIUlaMy [0 Ha#Kkpamol mATPUMYKOYOi Tepamii, IO 3
IUCKOHTYBaHH:M 3abe3neuye nonarkosi 4,47 QALY.

2) 3,45 LYG pgna Hycimepceny 1 6,54 LYG 3 nopmaBaHHSM
pucouIUlaMy [0 Ha#Wkpamoi mATPUMYKOHOi Tepamii, IO 3
IUCKOHTYBaHH:M 3abe3neuye nonatkosi 3,09 LYG.

OTtxe, 3a pe3ysJbTaTaMd €KOHOMIYHOI OWIHKH, Y Mexax 10-pigHOro
4acOBOTO TOpH30HTY Oyino orpumaHo pesynbtaT y 1,90 QALY s
HalKpammol marpuMyrodol teparii 0e3 momaBaHHA pucauruiamy 1 9,04
QALY 3 popaBaHHSM pUCAUILIAMY [0 HAWKpAIOi IMATPUMYKYOi
Tepariii, o 3 JUCKOHTYBaHHAM 3ad0e3nedye nonarkosi 7,14 QALY.
IIpn BUKOpPHCTaHHI aIbTEPHATHBHOIO CLEHAPIIO TOPIBHSIHHA 3
HYCIHEpCEHOM Yy Mekax 10-pilyHOro YacoBOrO TOPU3OHTY OyIio
orpuMaHo pesynbTar y 4,57 QALY nmns mycinepceny 1 9,04 QALY 3
NOJaBAaHHSM PHUCIUILIAMY A0 HAWKpAIIOoi MATPUMYIOUOi Teparii, mo 3
IMCKOHTYBaHH:M 3abe3neuye nonatkosi 4,47 QALY.

3 Pospaxynox
BUTpAT

Kareropii BuTpart, o BKIIFOYEH] Y MOJENb:

- Ilpstmi Menu4HI BUTpaTH: TiarHOCTHKA (JTAOOpATOPHI TOCII IPKEHHS
Ta KOHCYJbTalli BiATOBIAHUX CIIELIaNICTIB), BUTpaTH Ha JI3 mis
cneungivHoi marorenernyHoi Tepamii CMA 1 tuny (pucaumiam,
HYCIHEpCeH);, BUTPAaTH Ha MpPOLENypy BBEACHHS CHeru(piuHux
naroreHeTnuHUX JI3 (mnsi HyciHepceHy), BUTpPATH Ha JIKYBaHHS
noOiyHOi peakuii (MakyJO-MamyjdbO3HOI BHCHUIIKH), a TaKOX
BUTPAaTH HA HaWKpamy MiATPUMYOUY Tepario (pecmipaTopHa
MATPUMKA, TaCTPOCHTEPOJIOTIYHA MIATPUMKA, OPTOIEANYHA
KOPEeKIis, BaKIMHALS, CUMITOMATUYHA Teparisi, Ii1arHOCTUYHI
NpPOLENYPH, 3araJIbHUM OIS, MOHITOPHHI CTaHy Iali€HTa Ta
YCKJIATHEHb XBOPOOH).

- Ilpssmi HemMenu4HI BUTPATH (32 YMOBU BUKOPHUCTAHHS COLIaIbHOL
MEPCIIeKTHBH ). TPAHCTIOPTYBAHHS MAIEHTA, aanTallisl JOMAIIHIX
YMOB, aJanTallis HaBYaJIbHUX YMOB, HEMEIUYHE OOJIaJHAHHSI.

147 Rowell et al. A real world study investigating the resource use and burden associated with spinal muscular atrophy from the
perspective of patients and carers in the UK. Value in Health - December 2020. doi: https://doi.org/10.1016/j.jval.2020.08.1758
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- Henpsmi BuTpatu: nmepkaBHa coljaibHa IOMOMora ocobam 3
IHBAJIIHICTIO 3 AWUTHUHCTBA Ta MITSAM 3 IHBAJIIHICTI, BUILIATH
Jep’KaBHOI JOMOMOTH Ha mMoxoBaHHs, Brpatd BBII BHacmimox
HEMOJIMBOCTI ofHOro 3 OarbkiB autwau 3 CMA mpamroBaTu
(BTpara mpoOAyKTUBHOCTI).

Bapricte pucmurmiamy po3paxoBaHa Ha TiACTaBl KOH(DIAEHLIHHOI
I[IHOBOI MPOTO3UIII1 3assBHHUKA.

BapTticte Haiikpamoi mATPUMYKOUOi Tepamii HagaHO Ha OCHOBI
PO3paxyHKIB 13 JOAATKOBOIO METAI30BAHOTO 3BITYy “AHanii3 BHTpaT
pecypciB OXOPOHH 3A0POB’Sl Ha JIKYBaHHS Ta JOTJISAA 3a Malll€eHTaMH
OUTAYOrO BIKY 31 CHIHAJIBHOK M s130BOKO artpodiero Tumy I[-III B
VYkpaini”, 2020.

Bapmicme naiikpawgoi niompumyrouoi mepanii Ha OCHO8I pO3PAXYHKIG i3
0ooamkoeo2o 36imy “Ananiz eumpam pecypcié OXOpoHu 300p0o8’st HA
JIKYBAHHSL MA 002150 30 NAYIEHMAMU OUMAY020 GIKY 31 CHIHANbHOIO
M ’a306010 ampoghicio muny I-111 6 YVrpaini” naoano 6e3 nepuiooicepen
yin.

Bapricte HyciHepceHy - 3aaeknaposana Hakazom MO3 Ykpaiau Ne284 1
Big 09.12.2020 onToBO-BIAITYCKHA IiHA, IO CTAaHOBUTH 2 376 857,17 rpH
3a (pyrakoH 5 M.

PesynbraT MOOENIOBAHHS 30 YMOBU GUKOPUCMAHHS NEPCHEKMUGHU

depoicasu:

CymapHi BUTpaTH Ha PUCOUILIAM Ha TOPU3OHT MOAemoBaHHsA 10 pokiB

13 TUCKOHTYBaHHM 3%: _ I'pH

CymapHi BUTpaTH Ha HAlKpally miATPUMYIOUY TEPAIi0 HA TOPU3OHT

mMozemoBaHHs 10 pokiB 13 TUCKOHTYBaHHSAM 3%: I'pH

CymapHi BUTpaTH Ha HYCIHEPCEH HAa TOPU3OHT MonetoBanHs 10 pokiB

13 TUCKOHTYBaHHIM 3%: _ I'pH

Pi3HMLS BUTPAT Y OPIBHAHHI 3 HAMKPAIIOK MiATPUMYIOUOI0 TEPAITIERO:
IPH

Pi3HMUs BUTpAT y MOPIBHSHHI 3 HYCIHEPCEHOM: _ I'pH

PesynbraT MOmEMOBaHHA 3a YMOBU  GUKOPUCMIAHHA — COYIANbHOT
nepcneKmueu:

CymapHi BUTpaTH Ha PUCOUILIAM Ha TOPU3OHT MOJEMOBaHH:A 10 pokiB
13 TUCKOHTYBaHHM 3%: I'pH

CymapHi BUTpaTH Ha HalKpally miATPUMYIOUY TEPAIi0 Ha TOPU3OHT
mozemoBaHHs 10 pokiB 13 TUCKOHTYBaHHSAM 3%: I'pH
CymapHi BUTpaTH Ha HYCIHEPCEH HAa TOPU3OHT MoAetoBaHHs 10 pokiB
13 nucKkOHTYBaHHAM 3%! IPH

Pi3HMLS BUTPAT y MOPIBHSIHHI 3 HAMKPAIIOK MiITPUMYIOUOI0 TEPAITIETO:
IPH

Pi3HMUs BUTpPAT y MOPiBHSHHI 3 HYCIHEPCEHOM: _ I'pH

4 Pesynbratu

IakpemenTanpHnii mokasHuk edextruBHOCTI BUTpaT ICER Yy mopiBHsaHHI
3 HAHKPAIIOO MATPUMYIOYOI0 TEPATIIE0 3 IEPCIIEKTUBY JIEPKABH:
I o/ QALY

I Y G.
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IakpemenTanpHmii nokasHuk edextusHOCcT! BUTpar ICER y mopiBHsIHHI
3 HAHKPAIIO MATPUMYIOUOI) TEPAMI€r0 3 COLIadbHOI EPCIEKTHBH:
rpH/QALY,

I /LY G.

3a yMOBHM BHUKOPHCTaHHs aJbTEPHATUBHOIO CLIEHAPII0 TMOPIBHSIHHS 3
HYCIHEPCEHOM pUCAWIUIAM € JOMIHYIOYOK TEXHOJOTIEr (MEeHII
BUTPATHOK Ta OiibIl e(pEeKTUBHOK) HE3aJEeKHO BII BHUKOPHUCTAHOI
MEePCIEKTHBH.

3assBHUKOM OyB mpoBeneHHW OAHO(DAKTOPHHMHA aHaii3 YyTJIHUBOCTI 31
3MiHor 112 BximHux mapamerpiB Ha +-49% Ta y Mexkxax IOBIpUYHX
iHTepBaNiB (AJIS1 KIIHIYHIX TOKA3HUKIB).

Pesynbrar ICER 3a QALY OyB HaWOUIbII YyTIUBUM [0 3MiHH
MOKa3HUKAa KOPUCHOCTI Ui OMIKYHIB JJII KaTeropii HiTeH, 10 MaroTh
3MOT'y CHIITH.

[Ipu npoBeneHHi oMHOPAKTOPHOTO aHAI3y YyTauBocTi mokasHuk ICER
11l PUCAMITIIAMY Y TIOPIBHSIHHI 3 HAWKPAIIOKO M ATPUMYI YO0 TEPAMi€r0
snaxonuscst B Mexax 5i/1 ||| o/ QALY o

rpa/QALY.

3a yMOBHM BUKOPUCTAHHS aJIbTEPHATHBHOIO CLIEHAPIIO, TP MPOBENEHHI
onHodakTOpHOro aHai3y 4yTiHBOCTI mokasHuK ICER mns pucnumnamy
y TIOpiBHSIHHI 3 HyCIHEPCEHOM 3HAXOUBCS B MEKaX BiJ

rpa/QALY 1o _ rpa/QALY Ta OyB HaiOIIbLI YyTIAMBUM
70 3MIHU BapTOCTI HYCIHEPCEHY.

5. IIpunymenns
Ta OOMEXEHHs
aHa3y
e(peKTUBHOCTI
BUTPAT
3asIBHUKA

- 3asBHUKOM B JOCb€ HAJAHO PE3YyJbTaTHU JHIIE 3 COLIAJIBHOI
NEPCIEeKTHBH (BKJIOYEHHs MPSIMHX HEMEAMYHHX BUTPAT Ta BTPATH
NPOAYKTHUBHOCTI  JAOTJsinaviB), a B (PapMaKOEKOHOMIYHIH Mozeni
NPOBENCHO PO3PAaXYHOK SIK 3 COLIAJBHOI TEPCIeKTUBH, TaKk 1 3
NEPCIIEKTHBH JEPIKABH.

- 3asBHUKOM y Mozenb OyJI0O JOJATKOBO BKJIFOUEHO JIaHI CTOCOBHO
SIKOCTI JKUTTS AOTJISIIa4iB, OCKUIBKH, 32 OOTPYHTYBaHHSM 3asiBHHKA, TSTap
3aXBOPIOBaHHA Ha JorjspadiB mnamieHtiB i3 CMA €  BakJIMBUM
KOMITOHEHTOM Y MTOBHOLIIHHI i OIiHIIl HABAHTA)KEHHS HA CUCTEMY OXOPOHU
3I0pOB’sl Ta PONWHU MAali€eHTiB. B nmocke Oyno HaBemeHO pe3ysbTaTH
nocmimkenni Aranda-Reneo I et al, 2020'°, B SIKOMY TIOKa3aHO, IO
naienTd i3 CMA orpumytotes B cepenapomy 10,02 (£ 6,67) roaun
nornsaay y aody (Bct tumu CMA). Ilpu mpomy, SKINO U TMALli€HTa
BUKOPUCTOBYIOTh HEIHBA3MBHY BEHTWJISILIIO JIET€Hb, CEPEAHs KIJIbKICTb
TOAMH JOMISAY Ha 100y 3Ha4HO 30ublIyeThes - 12,39 (+ 6,44). Cepenns
KUJIBKICTh JIOTJISIAviB — JIBA HA OMHOTO TarniedTa (aiamas3oH Big 1 go 3). 3a
pesynbraTamu jgociimkenHs Rowell et al, 2020'° nokasano 3Haunwmit
BIUIMB HA SIKICTb KUTTS HOIUIsimaqiB marieHTiB 31 CMA: 76% 3a3Haumnim,
0 MAalTh CHMITOMH XPOHIYHOTO 0O0JpoBOrO cuHApomy;, 71%

15 Aranda-Reneo I, Pefla-Longobardo LM, Oliva-Moreno J, Litzkendorf S, Durand-Zaleski I, Tizzano EF, Lopez-Bastida J. The
Burden of Spinal Muscular Atrophy on Informal Caregivers. International Journal of Environmental Research and Public Health.
2020; 17(23):8989. https://doi.org/10.3390/ijerph17238989

167 Rowell et al. A real world study investigating the resource use and burden associated with spinal muscular atrophy from the
perspective of patients and carers in the UK. RESEARCH REPORT NO: SL.41797. JULY 2020.
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CTPAXKIAIOTh PO3JIAlaMH CHY Ta AETPECHBHUM posnianoM Tomo. CepenHs
KIJIBKICTD JOIUIsAAa4iB Ha ogHoro nauienra 31 CMA cranosuia 2,2 ocodu.
3rimno 3 pexkomeHparisimu NICE, Haciminku s 370pOB’Sl SIK  AJIS
MAI€HTIB, TaK 1 Ay OcCi0, sKi JOTNIANAIOTh 3a HUMH, MOBHUHHI OyTH
BPaxOBaHi y €KOHOMIYHUX JOC KeHHax 18,

Jani mono skocTi kuTTs gorasaadqis aiteit i3 CMA 1, 1 ra Il tuny 6ynu
OTPUMAHI 3 JaHUX OMHUTYBAJbHUKIB, CTBOPEHUX JJisi OATHKIB/IOTIISIIAYiB
(EQ-5D-3L).  Kimpkicte  pmormsimauiB y  (papMaKOEKOHOMIYHUX
PO3paxyHKax 3assBHUKOM OYJIO B3SITO 3 MPUMNYIISHHSIM, 110 OuH (200 ABOE
OCHOBHHX) AOTJIsAa4iB MOXyTh OyTn 6e3poliTHIM/M abo odopmitoBaTu
JMCTKH HEMPALE3IaTHOCTI 10 4ep3i, Y BUMAAKY, SKIIO OO0HIBa AOTIsAAadql
€ MPaLeBJAIITOBAHUMH.

- Tloxasnuku xopwucrti (utilities) mst po3paxynky QALY Oynu B3siTi
3a maHuMmu, otpuManumu s BenmukoOpuranii (Lloyd et al, 2019), mo
MOB'A3aHO 13 BIACYTHICTIO BIAMOBIAHUX NaHUX AN YMOB YKpainu. JlaHi
moao sikocTi KuTTA aited 13 CMA 1 tumy, Oynm oTpuMaHi 3 IaHUX
ONUTYBaJbHUKIB,  CTBOPEHHUX  JUIA  KIJIHIYHAX  €KCIEPTIB  Ta
6arbkis/mormspadis (EQ-5D-Y) 3 orysiny Ha Bik MAli€HTIB Ta BIACYTHICTD
y HUX MOXJIUBOCTI 10 CaMOCTiHHOI komyHikauii. [Ioka3HUKH KOPUCHOCTI,
110 BKJIFOYEHI B MOJIeJb, OyJIM BU3HAYEH] JUIsl KJIIHIYHUX CTaHIB, a HE IPU
3aCTOCYBaHHI 3asIBJIEHOI IHTEPBEHLI].

3a naHuMU 3asBHUKA pucauIuiaM 3ade3nedye gonarkosi 7,14 QALY rta 5,12
LYG nopiBHAHO 13 HAWKpAOK MATPpUMYOUOr Tepamiero 1a 4,47 QALY Tta 3,09
LYG nopiBHSHO 13 HYCIHEPCEHOM.

[Ipu nopaBaHH1 pucaUIUIAMY JTOAATKOBI BUTPATH HA OAWH J0JAaTKOBO HAOyTHit
QALY NOPIBHSIHHI 3 HAWKpAIOKW MIATPAMYIOUOK TEPAMMIE) CKIAAAKTh
i rpa/QALY 1 rpp/LYG 3a yMOBM BHUKOPMCTaHHS
NEPCIIEKTHBH JIEP>KAaBU Ta rpa/QALY Ta Ha oaMH 10aTKOBO HAOYTHIA
PIK SKUTTS - rpi/LYG 3a yMOBH BUKOPHCTaHHS COLIAIBHOI
NEPCIICKTHBH, L0 MEPEBUILYE PEKOMEHAOBAHWN TOPIT TOTOBHOCTI TJIATUTH IS
YKpainu.

3a yYMOBM BHKOPHUCTaHHS aJIbTCPHATUBHOTO CLEHAPIK0 TOPIBHSIHHA 3
HYCIHEPCEHOM, PHUCAMILIAM € JOMIHYKOYOK TEXHOJOTIE (MEHII BUTPATHOK Ta
OUThII €PEKTUBHOKO), HE3ATIEXKHO B1Jl BAKOPUCTAHOT EPCIICKTHRH.

YNOBHOBAa)KEHHUM OPraHoM MNPOBEJCHA OLIHKA EKOHOMIYHOIO PO3AiTy
JAOCh€, 32 Pe3yJIbTATAMH SIKOT BCTAHOBJIEHO (PAKTOPH, SIKIi MAKOTh BILUIMB HA
pe3y/abTaT aHATI3Y e(DeKTHBHOCTI BUTPAT:

1. B oOocve 3aszmnaveno, wo wHavikpawa niompumyloua mepanisi  OJis
nayicumie 3 CMA [ muny exmouac nepebyeanns X6opoi OumMuHu 6 YMOBAX
NOCMITIHO20 HA2TAOY 0OHO20 3 OAMBKIG (ADO 00NAOANBHUYT), dMOYIAMOPHO2O Md

UNICE Guide to the methods of technology appraisal 2013 (PMG9) Process and methods Published: 4 April 2013
https://www.nice.org.uk/process/pmg9/chapter/foreword
185, Wolowacz. Incorporation of utility estimates for caregivers and/or family members in economic evaluations. Presented at
Workshop Including Caregiver / Family Member Quality of Life in Economic Evaluations — Your Questions Answered. Conference
ISPOR Europe 2019, 2019-11, Copenhagen, Denmark https://www.ispor.org/docs/default-
source/euro2019/session105321.pdf?sfvrsn=747¢2aa5 0
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nepioOUYHO CMAYIOHAPHO20 HA2IA0Y Neodiampd, Heeposo2d, 2ACmpoeHmeponoad,
Xipypea-opmoneoa 6e3 cneyu@iuno2o namoceHemuyHo20 JiKyeanis. B moti vac sx 6
pospaxyuxu Excel-mooeni exnouaiomucs 06a 002ns0a4i. 3a yMOGU GKIIOYEH NS TuuLe
o0Hoeo ooensoada y pospaxyuxu [CER na QALY ona pucouniamy y NOPIGHAHHI 3
HAUKpAuo10 niOmMpuMyIo4olo mepanieio Cymmeeo 3pocme.

3a ymMo6u NOBHO20 GUKIIOYEHHS 002IA0a418 I3 PO3PAXYHKIG, pUCOUNIAM CMAE
OlbUL BUMPAMHOIO MA MEHUL eheKMUBHOI0 MEXHONO0RIEI0 NOPIGHANHO 3 HAUKPAUOIO
niompumyrodoro  mepanicro. lle  obymosieno mum, wo nayieHmu,  SKi
BUKOPUCMOBYIOMb PUCOUNILAM MAIOMb KPAWUT NOKAZHUK 302ANbHOT UIICUBAHOCHI,
npome nepeeadicHa xinekicme nayienmie i3 CMA 1 muny npomsacom ycvoeo
20pU3OHMY MOOETIOBAHHS NepedyBac 8 CMAHAX, OJIl SIKUX € XAPAKMepHUMU Gi0 €MHI
HNOKA3HUKY KOPUCHOCHII.

Taxooic eapmo  3aysadicumu, wWo 30 NPUNYUEHHAM 3AAGHUKA HNOKASHUK
KOpUCHOCMI OJisl 002NSI0A4I8 € OOHAKOBUM HE3ANe)HCHO GI0 cmany nayicHma md
ckaaoac 0,739 sk 0na cmany nayicnma “cnpoMONCHICHb X00umu”, max i O CMamy
“cnpomoorcnicme minexu edcamu”. Y pasi cmepmi nayieHma NOKA3HUK KOPUCHOCHI
Q02n50a4a OOPIBHIOE HYIIO (Ye eKBIBANeHMHO CIMANY cMepmi 0021510a4da).

Suavenns ICER na LYG 6yoe cmanum 3a GUKOPUCMANHSL Y POIPAXYHKAX OYOb-
AKOI KITbKOCmI 002150a418.

2. 3a oanumu 3a46HUKA 4ACO8UT 2OpU30HmM Mooeli Mapkoea cmanosums
10 poxig i3 oOpyHmysanHsm, wo npu NPuUpoOOHOMY PO3BUMKY 34X60ploGanHs (be3
cneyudiuHo20 namoeeHemu4Ho20 JKYy8anHsl) 3a yeti mepmin Oibuticms nayicHmia 3
CMA I muny nomupac. Boonouac, 6ionogiono oo Excel-wooeni ma oanux oocwe, 53%
nayicHmie, o AiKy6aIUCs pUCOUNIAMOM, 3ANLUUMAIOMbCS JHICUBUMU OO0 KIHYS Nepiooy
cnocmepesicernst (10 pokig). OCKibKU YACOBUTI 20PU3OHM (DAPMAKOEKOHOMIYHO2O0
aHanizy mae Oymu 0oCmamus0 mpusaiuM, wob Npoeecmu OYiHKy 8IOMIHHOCMETH MidIC
pe3yiiemamamu ma SUMpamamu Ha OYiHIOGAH U JLIKAPCLKUTL 3acib ma KOMAApamop,
Yacosull 20pu30Hm Mooeli Mag nepeodauamu nepexio 6cix nayieHmis uyepes 8Ci
cmanu mooeni, a Hapaszi maxkuii nepexio iodysacmucsi quute OJisi NAYiCHMIG, uo
3aCmMoco8yIoms HAtIKpawy niompumyiody mepaniio. 3a ymoeu 30ibuteHts 4aco8020
eopusonmy 0o 50 poxis, nokasnux [CER 3pocme.

3. YV bazoeomy cyenapii Excel-mooerni, pezyriemamu sik020 06y10 HAOAHO 6
00Che, BUKOPUCAHO NOKAHUKU Oocsienents momopnux gyuxyii 3a HINE-2 3
suxopucmantsim oanux FIREFISH 3a 6 micayie 0o 06pobxu oanux. B moii yac sx 6
Excel-mooeni  3asenuxa maxkodc Npeocmasieno  aibmMepHamueHull  cyeHapiii
BUKOPUCMAHHS  NOKA3HUKIG  OocseneHts Mmomopnux  @yukyiii 3a  HINE-2 3
suxopucmanuam oanux FIREFISH 3a 12 micayis. V 6unaoky 6UKOpuCmanus maxko2o
cyenapito, snavenns noxkasuuxa ICER 3a QALY necymmego smenuiumocst ma 6yoe
CMAHoOBUMU _ 2PH 3 NEePCHEKmuslU Oepicasu mad _ 2PH 3
COYIANbHOT NepCnekmusy, Wo 6ce uje nepesulyye nopie 20moeHOCmI NIAmumu OJis
Vrpainu.

4. 11io wac nposgeoenus oepocasnoi OMT 6yro ecmanogieno Has6HiCMb
3aKyni6ni JiKkapcokoeo 3acoby HYCiHepceH JlendapmameHmom O0XOpOoHU 300po8's
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suxonasyoco opeany Kuigcoroi micekoi paou (Kuiscekoi micoroi oOepoicagnol
aominicmpayii) 3a yinoto 1 919 952,76 epu 3a ¢paaxon 5 mn®®, wo na 19,22% menuie
3a ONMOBO-GIONYCKHY YIHY, WO BUKOPUCMAHA 6 (QAPMAKOEKOHOMIYHUL MOOeI.
Buxopucmanns 6 po3paxynkax 3axKynigeivHoi yiHu Npuzcooums 00 Moo, o
Hycinepcen Cmac MeHul SUMPAMHOIN Md MeHUL e@dexmusHol0 MexHON02IEl0,
HOPIBHANO I3 PUCOUNIAMOM.

AHaJIi3 BILIUBY HA OIOKET

3asBHUKOM OyJ0 TPOBEACHO AaHalli3 BIJIABY HA TMOKA3HUKW ORKETY
PHCIUIUIAMY MOPIBHSHO 3 HAMKPALIOK MIATPUMYIOUOK) TEPAIIEI Ta HYCIHEPCEHOM
HA M1JCTaBl MPAMUX MEAMYHUX BUTPAT.

KinbkicTe narieHTiB, ki NOTPEOYIOTh JIIKYBAaHHS 3asBIICHUM JIIKAPCHKUM
3aC000M PUCAUIUIaM, PO3PaxOBaHO HA MIJACTaBl JAHUX WIOJ0 MNOUIMPEHOCTI
(3aranpHOi KibKOCTI JiTeil 10 5 pokiB 13 CMA [ tuny 6e3 moTpebu y mocTiiiHii
BEHTUJISALIT JIETEHb 3 TIOMEPEAHBOTO POKY, SIKI MOTCHLIHHO OTPUMYIOTh HAHOUIBIIY
KOPHUCTh BiJ JIIKYBaHHS PUCIUIUIAMOM), 3aXBOPKOBAHOCTI (OYIKYBaHOi KIJIBKOCTI
miteid 10 5 pokiB 13 CMA [ tumy 0e3 moTpeOu y NOCTIHHIA BEHTHIIALIT JIETEHB) 3a
BUKITFOUEHHSM THX, SIKI OOMpPArOTh HE3apEeCTPOBaHI CKCIIEPUMEHTAIBHI METOIU
JIKyBaHHs a00 BUIKDKAKOTH 3aKOPJIOH, Ta 3 YPaXyBaHHIM CMEPTHOCTI.

[TpunymenHs, mo Oy BUKOPUCTAaH1 B aHAJI131 BIUTUBY HA OFOKET:

1) 3BakarouM Ha TeE, IO PEKUM JO3YBAHHS PUCAUILIAMY 3aJICKUTh BiJl BIKY Ta
Barv MAll€HTa, AJs PO3PAXYHKY MPSMUX BHATpAT Ha JIKApChbKWi 3acid Oyno
YCEPEOHEHO Bary Ta BIK MAIIEHTIB 3 METOK) Y3araJlbHCHHS PE3YyJIbTaTiB Ta
€KOHOMIYHOTO MOJCIIOBAHHs, INO HE BPaxOBYE TMEBHY PIZHUALIO V
1HAMBIAyaJIbHAX QaHTPOIIOMETPUYHUX MapaMeTpax Ta ix IMHaMILI 3 BIKOM, s
OPOBEIACHHS PO3PAXYHKIB 3aCTOCOBAHO MPUNYIIEHHS MPO BHUKOpUCTaHHs 11
(pJTaKOHIB pUCAUITIAMY Ha PIK.

2) KUIBKICHWI CKJIaJ, KOTOPTH MICTUTh HEBU3HAUYEHICTh, OCKUJIBKA B YKpAiHI
BIACYTHA OQiUifHA CTATUCTUKA IIOAO KIJIBKOCTI AITEH, IO HAPOIKYOTHCS 3
CMA I tuny. Kinbkicte manieHTiB 3 CMA [ Tuny, SKUM B IEPCIIEKTUBI MOXKE
OyTH TOKa3aHE JIIKYBAaHHS PUCAMIUIAMOM, OIIHIOBAJIOCS HA MIACTaBl JaHWX
XapkiBcbkoro OnaromiiHoro ¢onay «Jlitm 31 CMA», MO OMKY€eThCs
narieHTamMmu 3 CMA Ta BeJie peecTp Takux XBOpUX B YKpaiHi 3 2004 poky;

3) 3asBHUKOM BUKOPWUCTAHO MPUNYIIEHHS, IO KUIbKICTh narieHTiB i3 CMA |
TUNY Y BIll A0 5 POKIB, IO BUDKIKAKOTH 3a KOPJOH HA MOCTIHHE MPO>KABAHHS
a0 BHUOMPAKOTHh EKCIICPUMEHTAIbHI HE3APEECTPOBAHI METOAM JIIKYBaHHS
HIOPOKY, CKJIaAaTuMe S5 0ci0 KOKHOTO POKY NPOTATOM IM'STHPIYHOIO
TOPU30HTY AHAITI3Y, 3 OMJISIY HA ICTOPUYHI J1aHI.

Heobxiono epaxogysamu, w0 NOMEHYIHO MOJCIUBe 30iNbULeHHS Yilb0BOT
Ko2o0pmu npu 3abeznedenti NAyicHmie 3 NepCnexmusu O0epiCaAsHO20 NIAMHUKA,
OCKIIbKU KIILKICMb NAYICHMIG, WO GUIDICONCAIOMb 3d KOPOOH Md GUKOPUCHIOBYIOMb
He3apeccmposani Memoou JUKYBAHHS, MOICe 3MEHWUMUCS I, GION0GIOHO, 3pOcme

https: //prozorro.gov.ua/tender/UA-2021-05-24-002704-¢
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KIIbKICMb nayienmis, siki nNompeoyioms JiKy8aHHs 3A561eHUM JIKAPCOKUM 3ACOO0M,
U0 ModKCe npuzsecmu 0o 30ibuienitsl BNIUGY HA OI00JCem.

Bapro 3a3Haunty, 110, 32 TaHUMU 3asBHHKA, Hapa3l B MIKHAPOJAHY MPOrpamy
JOpEECTPALIfHOrO  TOCTYNY/CMiBYYTJIMBOIO BUKOPHUCTaHHS mpenapary Epical
BKJIFOYEHO 55 yKpaiHChbKUX MAIleHTIB 3 HAOUTb Baskkumu 1 Ta 2 Tunamu CMA Ha
0e30IIaTHIi OCHOBI 32 PAXYHOK KOMMAHI1 10 MOMEHTY KOMEPLIAHOT JOCTYMHOCT HA
TEPUTOPIi YKpaiHi.

Pe3ynbrarn anamisy BIUIMBY HA MOKA3HUKW OFODKETY JAOAABAHHS PUCIAMILIAMY
J0 HaiKpamoi MATPUMYROYOi Tepamii MOPIBHAHO 13 HAHKPALIOK MiATPUMYHOYOK)
TEpami€to, MO PO3PaxoBaHi 3aIBHUKOM, HaJaHO B Ta0ui 10.

Ta6anus 10. Pe3ynpTaTn aHami3y BIUTMBY Ha MOKA3HWUKHA OFOJLKETY JOJABAHHS
pHCIMIUIAMy A0 HaWKpamoi MIATPUMYKOYOi Teparii MOPIBHSHO 13 HaWKpamorw
N1ATPUMYKYO0 TEPAITIER)

2022 2023 2024 2025 2026

KiabkicTh HamicHriB

KinapkicTs margeHTis, 15 17 18 20 21
AKI TOTPEOYIOTh
TIKYBaHHS 3asBICHAM
TKapChbKUM 3acO00M

Hirounii cricHapiii — 6e3 15 17 18 20 21
BTPYYaHHS: KITBKICTh
MALIEHTIB, K1
BUKOPHUCTOBYIOTb
HaWKparry
MATPUMYIOUY TCPAIIiO

Hirounii cricHapii — 6e3 0 0 0 0 0
BTPYYaHHS: KITBKICTh
MALIEHTIB, IS IKHUX
IUIAHY €ThCS
BUKOPUCTOBYBATH
3asgBICHUH TKaPChKUN
3aci0 (pucauriam)

Hogwuii cuenapiii — 3 0 0 0 0 0
BTPYYAHHSIM: KiJbKICTb
MALIEHTIB, K1
BUKOPHCTOBYIOTb
HaWKpary
MATPUMYIOUY TCPAIIiIo

Hogwuii cuenapiii — 3 15 17 18 20 21
BTPYYAHHSAM: KIJIbKICTb
MALIEHTIB, IS IKHUX
IUIAHY €ThCS
BUKOPUCTOBYBAaTH
3asBICHUH TKapChKUN
3aci0 (pucauriam)
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ButpaTn Ha BClo monyJasililo Nali€HTiB, IPH

Hirounit cuenapiii — | RN | DN (DN
BUTPATH y CXEMi
JTiKyBaHHS 6e3
3asBICHOTO
JIKaPChKOro 3aCo0y
(Haiikparna
MATPUMYOUA TEParTis),
rpH

Hoswit cuenapiii — I (D DN DN
BUTPATH Y CXEMi
TIKYBaHHS 3

JOCITLIKY BAHUM
3asBJICHUM JTIIKaPCHKUM
3ac000M (pUcauILIam),

TpH

° BHTPATH HA
pHUCAMILIAM

° 1HIm TIPsMi

MCAWYHI BHTPATH

JlonaTkoBHi BILIUB HA
OIO/KET, TPH

OTxe, BIIMOBIIHO 0 PEKOMEHAOBAHOI IIKAIW OI[IHKW BILUIMBY Ha OOJKET B
VYkpaini y HacranoBi, aHani3 BIUIMBY Ha OOUKET B YKpaiHi, MOPIBHSHO 13
HAMKpaIow MATPUMYIOUOK TEPAIMI€r0, MOKa3aB, MO MPU 3aCTOCYBaHHI CLEHAPIKO
JIOJIaBaHHS PUCAMILIAMY 10 HaWKpamoi NIATPUMYIOYOi Teparii, TOOTO MOBHOTO
NEPEXOy Ha JOAAaBaHHS HOBOI MEIWYHOI I1HTEPBEHINI, JOJATKOBWN BIUIMB Ha
OrO/KET Ha mepil ABa Poku Oyje noMipHuM (OyJe 3HAXOAUTHCS B Aiara3oH1 Bix 22
MJIH TPH 110 37 MJIH), Ha HACTYITHI TPH POKM Oyjae cepenHiM (Oyae 3HAXOAUTHCS B
miamasoni Big 37 muH 10 80 MaH rpH). CyKynHI BUTPaTd NPOTSATOM 4YacOBOTO
TOPU30HTY 5 POKIB Y CXEMI JIIKYBaHHS O€3 3asBJICHOTO JIKAPChKOIro 3aco0y (““‘mirounii
CLICHAPIH) CKITAAATUMYTh I'PH, a PU I0IaBaHHI pUCIUIUIaMY (“HOBHIA
CUCHApIn”) — rpH. Jl0OAAaTKOBI BHWTpPaTH Ha JIIKYBaHHS KOTOPTH
NAIIEHTIB KOJIMBAKOTHCS B[ I'PH Ha 1 pIK B 3a71€KHOCTI
BIJl KUIBKOCTI ManieHTIB. [1py 1ibOMy Mepexi Ha 3aCTOCYBAHHSI JIIKAPCHKOIO 3ac00y

ﬁI/ICI[I/IHJ'IaM notpedye AOAATKOBHX CYKYITHMX BHUTPAaT Ha 5 POKIB y PO3MIpi

IPH.
Taxoore 3asenuxom 0y10 HAOAHO CcyeHapiii awanizy 6niugy Ha O1odcem

000aBaHHSL  pUCOUNIAMY 00 HAUKpauyol niompumylod4oi mepanii NopieHIHO 13
HYyCiHepCeHoM. 3d OaHUMU 3ASGHUKA MOOETbHUL BNIIUG HA DI00CEm PUCOUnIAMy Oyoe
MeHwuM,  aidie  HyciHepceny.  OCKIIbKU — HYCIHEpCeH He €  NOMOYHOIO
302A/IbHOBICUBAHOIO KILTHIYHOIO NPAKMUKOI0, HABEOEHUT CYEHAPITl He NPeoCmasleHo
y Bucnosxy.
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S) nani moxao KopekTHOCTI iHGopMauii NPpo HAsABHICTH a00 BiACYTHICTH
€KOHOMIYHHX Ta KJIIHIYHHX @epeBar 3aCTOCYBAaHHS JIKapChKOro 3acoly
NOPIBHSIHO 3 JIIKAPCBKHM 3ac000M a00 IHIIOK MEIUYHOK TEXHOJIOTIEK
nopiBHsiHHS (200 0ro BiACYTHOCTI)

OOrpyHTyBaHHs BMOOpPY KOMIIapaTopa y BUIJISAl HaWKpaiioi NmiaTpUMYrYOi
Teparnii HaAAHO KOPEKTHO, OCKUIBKH L€ € JIHCHO MOTOYHOI0 MPAKTUKOK) JTIKYBaHHS
nanieHTiB 13 CMA 1 tuny B YKpaiHi Ha 1aHuil 4ac. YTOBHOBAKCHUA OPraH Imij yac
npoBeaeHHs aep:kaBHOi OMT po3riisaaB nojgaHy 3asBHUKOM MEAMYHY TEXHOJIOTTHO
NOPIBHSHHS HYCIHEPCEH K JOAATKOBY TEXHOJIOTIFO OPIBHSHHS, Y 3B’ 13Ky 3 THM, IO
HYCIHEPCEH HE € HaHOUIbII B)KMBAHOK NOTOYHOK NPAKTHKOK JIKYBAHHS, IO
HIMPOKO 3aCTOCOBYETBCS B KIIHIYHIA MpakTHIl B YKpaiHi BIANOBIAHO [0
pexoMenpaniii Hacranosu 3 aepxasHoi OMT.

Pesynbrarn anamizy i3 BHKOpUCTaHHsIM Mmetononorii MAIC nmokazanm, mo
PHCIMIUIAM MOYKE NEPEBEPIIYBATH HAWKpally NIATPUMYIOUY TEPAIMIK0 32 HU3KOK)
KIHIIEBUX TOYOK €()EKTUBHOCTI, BKIIFOYAKOYN BUKMBAHICTh O€3 MOCTIHHOT BEHTHIISILIIT
JIETE€Hb, 3arajlbHy BWYKMBAHICTh, BIANMOBIAL 3a MOTOpHOK mkanorww HINE-2 mo
JOCATHEHHEO MOTOPHUX (DYHKI[1H Ta TOCATHEHHIO Kpaloi oiHky 3a mwkanorw CHOP-
INTEND. [lopiBHSHO 3 HaiKpamow MIATPUMYIOUOK TEPAMIE PUCIUILIAM
OPOACMOHCTPYBAB CPUATIMBUANA TPO(PLITE O€3NEKH.

OpHak ClIiJ 3a3HAYUTH, MO 3a9BHUKOM HABEAEHO TEOPETUYHI OCHOBH
3aCTOCOBAHOI METOAMKH, MPOTE HE HABEACHO CaMl PE3yJIbTaTH  PO3PAXYHKY 3
€JIEMEHTaMM MOJIE], BAaroBUX KOE(MIIIEHTIB MOjel, 1m0 OyJx OCHOBOK JUIs
(opMyBaHHs MPOTHO30BAHOI KOTOPTH PUCAMILIIAMY 1 MPOTHO30BAHUX PE3YJIBTATIB
JIKYyBaHHS 17151 1aHOi KOropTH. ToMy HaBeI€H1 TPOTHOCTHYHI OLIIHKU HE MAJIATAr0Th
TEXHIYHIA NEPEBIpUI 1 MOKYTh OYTH OLIIHEHI TUIbKH 3a PE3yJIbTATUBHUMH JTaHUMH
0€e3 OLIHKM KOPEKTHOCTI pO3paxyHKiB. B naHomy BUmanky Moxke OyTH TPOBEACHA
OLIIHKA 3a MPUHLIMIIOM, I10 00paHa METOIMKA € MPABUIIBHOKO 1 MEXaH13M ii pearnmizamii
JI03BOJISIE OUIKYBATH MPUAHATHICTH OTPUMAHUX PE3YJIbTATIB aHAI3Y, BPAXOBYKOUH
BIJICYTHICTh JOCHIUKEHb 3 MPSIMHAM MOPIBHSHHSAM PUCAMITIAMY 3 HAMKpaIow
NIATPUMYIOUOI0 TEPAIIEIO HA JaHHIA Yac.

Pe3ynbrar mpoBeneHOro 3asBHUKOM aHANI3y €(EKTUBHOCTI BUTPAT Ta aHAII3Y
BIJIMBY Ha OFO/DKET CBIAYMTH MPO TE€, IIO 3aCTOCYBAHHS PUCIUIUIAMY MOKE MaTH
JOJaHy KOPHCHICTh, MPOTE€ € OIbll BUTPATHAM, NOPIBHSHO 3 HAWKPALIOKD
NIATPUMYIOUOI0 TEPAMIEO, M0 € KOPEKTHUM. [IpoTe onucani y miAnyHKTI 4 MyHKTY
3 BUCHOBKY (pakTOpH MOKYTh MATH BIUIMB HA 3HAYEHHS PO3PAXOBAHOTO 3AsIBHUKOM
THKpEMEHTaILHOTO MoKa3HuKa eexktuBHOCTI BUTpatr (ICER) Ta pe3yabrary aHamizy
BIIJIMBY HA OFOJIKET.

4. PexoMenamii o0 BKJIKYCHHSA (BUKJIIOYEHHS) JIKAPCHKOr0 3aco0y 10
(3) HamioHaJBLHOTO mepesIiky OCHOBHHMX JIIKAPCHKHX 3aco0iB Ta (a6o)
HOMEHKJIATYP (IepeJliKiB, CIHUCKIB, PEECTPiB), M0 3aKYNOBYIOTHCH 32 KOILUTH
AEP/KABHOTO  OOMKeTY I BHKOHAHHSA  NporpaM Ta  3AilCHEHHS
HEHTPAJII30BAHUX 3aX0/IB 3 OXOPOHH 310pPOB’s, Ta (a00) peKoMeHaauii moa0
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3aCTOCYBAaHHS /JIs1 LUICH OXOPOHHW 3I0POB’dA JIKAPCHLKOro 3acody, Omiara,
3aKymiBJsi 200 BiIIIKOAYBAHHSI BapPTOCTi SIKOTO 3AIICHIOETBCS 3 METOH)
BHKOHAHHS PEriOHAJIBHUX HiJILOBUX MPOrpamM 3 OXOPOHH 3A0POB’d, IO
MOBHICTIO Y1 YACTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIUTIB MiCHEBHX OIOKETiB,
Ta (200) pexkoMeHaauii MWOA0 YKJIaJeHHsI a00 NMPOAOBKEHHs Al (MPOJIOHTIaLil)
JAOTOBOPIB KEPOBAHOI0 10CTYMy Ta (200) iHIII peKoOMeHaanii y pa3i HeoOXiAHOCTI
YXBaJICHHS PilICHb B CHCTEMi OXOPOHH 310POB’sl

BianosigHo no nn.2 n.6 Ilopsaky mpoBEIEHHS AEPYKABHOI OLIHKM MEIWYHUX
TEXHOJOTIH, 3arBepykeHOro  mnocraHoBor KalGinery MiHicTpiB YKpaiHu Bifg
23.12.2020 Ne1300 Oysi0o mpOBEACHO ACPKABHY OLIHKY MEIAWYHUX TEXHOJIOTIH JUIst
JIKapChKOro 3aco0y pHUCAUILIAM 100 MOXIJIMBOCTI BKJIFOUEHHS 3asBiaeHOro JI3 10
HOMEHKJIATYP, IO 3aKYMOBYIOTHCS 32 KOLITH JEPKABHOTO OFOKETY JUIsl BAKOHAHHS
nporpaMm Ta 3A1ACHEHHS LECHTPAII30BAHUX 3aXO0JIB 3 OXOPOHM 3J0POB'S JUIs
3abe3neueHHs namieHTie 31 CMA 1 tuny.

BignoBigHo no m. 22 Tlopsaky NPOBEACHHS JEP’KABHOI OLIHKKA MEAMYHUX
TEXHOJIOT1H, 3aTBepLKEHOr0 nmoctaHoBorw KMV Big 23.12.2020 Ne 1300, BUCHOBOK
YIIOBHOB@XEHOIO OPraHy Ma€ pEKOMEHAALINHUN XapakTep.

[Tin yac npoBeneHHs naepxkaBHoi OMT BCTaHOBIEHO, MO 3a JaHUMH
OPOBEJACHOTO HEMPSMOTO MOPIBHSIHHS PUCIWIUIAM MA€ KIIHIYHO Ta CTATUCTUYHO
3HAUYILIE MOMIMIICHHS TOKa3HUKIB KIHIIEBUX TOYOK €(PEKTUBHOCTI Y MALIEHTIB BIKOM
BiJ1 1BOX MicsiliB 13 CMA [ Tuny 6€3 BUKOpUCTaHHS MOCTIHHOT BEHTUIISILIT TOPIBHSHO
3 HaWKpallow MNIATPUMYIOUOK TEPAMiel, a caMe. BIKMBAHICTH 0O€3 MOCTIHHOI
BEHTUJISALIT JIETEHB, 3arajlbHa BUXKUBAHICTh, BCl pyxoBl QyHkii 3a HINE-2, okpim
NEPEBEPTAHHS 1 CTOSIHHSA 3 OMOPOKO Ta 0e3, siki Manmu owiHKy 0 y 6a30BOMY clLieHapii,
a pe3yJIbTAaTH CTOSTHHS 3 ONOPOIO Ta 0€3 B PO3IIUPEHOMY CUEeHapii OyJIM CTaTUCTHYHO
HE3HAYY VM.

[Tpodine Oe3neku CBITYHAB NPO 3HHKEHUH PU3UK BUHUKHEHHS MOOIYHUX SIBUILLL
OpA BUKOPHUCTAHHI PUCAMIIAMY Y TOPIBHSHHI 3 HAWKPAILIOK MMiATPUMYIOUYOO
TEpai€xo.

CnaOKuMM CTOPOHAMHM aHAMI3Y € BIIKIKOYEHA MEpeka, 10 OOMEeXye
MO>KJIMBOCTI HEMPSMOTO TOPIBHSIHHS, HEBEJIMKA BHOIPKA MAILIEHTIB 1 BIAKPUTHIA
mu3aitn nocimkenHs FIREFISH. Bei otpumani pesynbrary 3a metoaukoro MAIC He
BU3HAYAKOTh A0COJIOTHY TOYHICTh KJITHIYHOI NEpPEeBaru pucAMIuIamy 1 MoTpeOyrOTh
BpaxyBaHHs NMEBHOI Cy0’€KTUBHOCTI OLIHKH Ta HASIBHOCTI MPUMYLICHb Y TPOBEACHHI
OLIHOK. B TOMy 4mcHl e akTyanbHO 32 OKPEMUMU MOKA3HUKAMK €(DEKTHBHOCTI, 1€
JOCATHYTI Pe3yabTaTh My OWiHKY O (He Oynau BM3HAYEH1 Y KOJHOTO MALI€HTA) 1
OIIHIOBANMCH HIIIXoM MeToauku «half-cell correction», 1o MoOke MaTH 1HIII
PE3yJIbTAaTH B PYTUHHIN KITTHIYHIM MPaKTHIl MPU 301JIbIICHH] KIJTBKOCTI NAIIEHTIB YK
3017IBIICHH] MIEPIOY CIOCTEPEKECHHSI.

3a pe3yjabTaraMu aHaiidy €()EKTHBHOCTI BUTPAT MPOBEACHOIO 3asBHUKOM
pucaumiiam 3abe3nedye aonatkoBl 7,14 QALY Tta 5,12 LYG mnopiBHSHO 13
HaWKpal[ow MNIATPUMYIOUO Tepaniero. [Ipu momaBaHH1 puCAUIIaMy J0JATKOBI
BUTPAaTH HAa PIK JOAAHOIO KUTTS, CKOPHUTOBaHOro Ha sikicth (QALY) cknamaroTh
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I 1/ QALY ta Ha omun gomatkoso HaGyTwii pik sxutTs - |Gz

rpH/LYG 3a yMOBM BUKOPUCTAHHS IEPCIICKTUBY AcPaBu. OCKITbKHA BUIIC3a3HAYCHI
pesynbratd ICER nepeBuiyoTh PEKOMEHAOBAHKUM MOPIT TOTOBHOCTI TUTATHTH IS
VYkpainn - 3 BBII na gymy nacenenns (301 405,92 rpu) ta 5 BBII Ha aymy
HacesieHHs (502 343,20 rpH) - Takl BATPATH BBAKAKOTHCS HEC(PEKTUBHUMMU.

AHani3 BINIMBY Ha OmOMKET B YKpaiHI MOPIBHAHO 13 HAHKPAIIOH
MIATPUMYIOUOIO TEpaIi€ro, MOKa3aB, 10 TP A0JaBaHH] PUCIUILIaMy A0 HaKpaioi
NIATPUMYIOYOi Tepanii, ToOTO MOBHWH MEpeXill HA HOBY MEJAMYHY IHTEPBEHLIIIO,
JIOJIATKOBHM BIUIMB Ha OOJUKET HA Meplil JBa poku Oyae momipHuMm (Oyne
3HAXOAUTKCS B J1aMa3oHi Bia 22 MJIH IPH 10 37 MJIH), HA HACTYITHI TPU POKU Oyae
cepeaHim (Oyne 3HaxoauThca B aiamasoHi Bix 37 muH 10 80 MiaH rpH). CyKyIHI
BUTPATH MPOTIATOM YaCOBOTO FOPU30HTY S5 POKIB y CXEMI1 JIIKYBaHHS 0€3 3a1BJICHOTO
JIKapCchKOro 3aco0y (“0a3oBuil ceHapiil”) CKIaIaTUMyTh I'PH, a Npu
JNO0JaBaHH1 pucaumiamy (“HOBHH CUEHapid”) — rpH. Jloparkosi
BUTPATH Ha JIIKYBAHHsS KOTOPTH TMALI€HTIB KOJIHMBAKTHCA Bl _ hi (o)
h I'PH Ha 1 piK B 3aJI€KHOCTI B KUTBKOCTI mani€eHTiB. [Ipn nbomy nepexina
HA 3aCTOCYBAHHSI JIIKAPCHKOTO 3ac00y prCaUIUIaM NOTpedye AOJATKOBUX CYKYITHUX
BUTpAT Ha 5 POKIB Y PO3MIpI ﬂ I'PH.

OTxe, 3aCTOCYBAaHHSI PUCAMIITIAMY MO>KE MATH JOJAHY KIIIHIYHY KOPUCTh JAJIs
nanieHTiB 13 CMA 1 Tumy BikoM BiJ 2 MICALIB, TPOTE BUTPATH 32 3ASBJICHOIO L{IHOKO
HA PUCOUIUIAM € HEC(PEKTUBHUMHU Yy TOPIBHSAHHI 3 HAWKPAIIOW MiATPUMYIOUOH)
TEpai€ro.

PeKOMEHI0BAaHO pO3IMSHYTH MOKJIMBICTH MPOBEACHHS MEPErOBOPIB LIOJ0
YKJIAQIEHHS JOrOBOPY KEPOBAHOTO JOCTYNY JUIsl JIKAPCHKOTO 3ac00y pUCAHMILIAM 3a
noka3aHHsM JikyBaHHss CMA 1 Tumy y naiieHTiB BIKOM Bij 2 MicsiB 0€3 moTpedu
y MOCTIHIA BEHTWIALI JIET€Hb [UIsl 3HWKCHHS LIHW 0 €KOHOMIYHO JOLITBHOTO
PIBHS Ta PEKOMEHAOBAHO TNPOBECTH HAKONMYCHHS JaHUX NP0 €(PEKTHBHICTH
JIKapChbKOro 3aco0y WIISXOM 300py Ta MOHITOPHHIY PEATbHUX JaHHMX [IOJ0
KUIBKOCTI TAIIEHTIB Ta MNOKa3HWKIB €()EKTUBHOCTI JIIKYBaHHS 13 TMOJAJIbIINM
aHaJII30M 3a BUSHAYCHUIA MEPIO.

Jlng nocsarHeHHs €(PEKTHMBHOCTI BUTPAT HA PIBHI PEKOMEHJOBAHOIO MOPOTY
TOTOBHOCTI IJIATATH [T YKpainu Ha piBH1 5 BBII Ha aymy Hacenenns (502 343,20
I'PH) PEKOMEHJIOBAHUM € 3HW)KCHHS I[IHA HA PUCAMILIAM Ha -% BIJI HOTOYHOI
CIeLIaIbHOI MIHOBOI IPOMO3ULIii 3asBHUKA _ rpH 3a 1 masamky 60 mr
pUCIUIUIaMy, 10 € HUKYOK 3a 3ajekiapoBaHy HakazoM MO3 Vkpainu Ne 72 Bia
19.01.2021 onTOBO-BIANYCKHY I[IHY Ha -% 34 YMOBU BHUKOPHCTAHHS
NEPCIICKTHBH ACPXaBU B aHali3l €(PEKTHBHOCTI BUTpPAT. 3BAKAKUM HA TE, LIO
BUKOPUCTAaHHS MOKA3HUKIB KOPUCHOCTI JUIsl JOTJISAAQ4iB MAaE BUCOKHHA CTYIIHb
HEBM3HAYECHOCTI, 0 3HAYHO BijiuBac Ha nmokasHuk ICER na QALY, nopatkoBo OyB
PO3paxoOBaHUH Bi1ICOTOK 3HM>KKH, HEOOX1THUH JTs TOCATHEHHS €(PEKTUBHOCTI BUTPAT
g nokasauka [CER na pik noganoro skutts (L YG). [1ns gocsarHeHHs €(pEKTUBHOCTI
BuTpar 3a nokazHukoM ICER Ha LYG 3HaueHHs mOpOry rOTOBHOCTI MJIATHTH JUIS
VYkpainu Ha piBHi 5 BBII Ha aynry HaceneHHs, pEKOMEHIOBAHUM € 3HW)KCHHS LITHU
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Pucounnam ona nikyeanus cninanwvnoi m 'az060i ampogii (CMA) y nayicnmis sixom 6i0 2 micayis, 08.12.2021

na 2% 32 ymosu Buxopucranns nepcnextusn nepixarsn B ananizi epexruprocti
BUTPAT.

S. Inpopmanisi o0 CTPOKY Ali BACHOBKY YIIOBHOBAKEHOT0 OPTaHYy:

BianosigHo no m. 21 Tlopsiaky BUCHOBOK YIOBHOBAa)KEHOTO OPraHy CTOCOBHO
BINOBIIHOT MEAMYHOT TEXHOJIOTi BBAYKAETHCS YAHHUM 10 MOMEHTY MPOBEIACHHS
HOBOT ICPKaBHOT OLIIHKK MEMYHOI TEXHOJIOTII.
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