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No Ha Ne BiJI
BucHoBok
YIIOBHOBAKEHOT'0 OPraHy 3 AeP:KaBHOI OLIHKUA MeIUYHUX TE€XHOJIOTii:
HYCiHepCeH

Heporcasna oyinka MeOudHUX MexHo02ill NPO8eOeHa YNOBHOBANCEHUM OP2AHOM 3 0EPAUCABHOI OYIHKU
MEOUYHUX MEeXHON02iU BION0BIOHO 00 8umoe llopsaoKy nposedenHs 0epiHCasHOi OYIHKU MeOUYHUX
mexHo02il, 3ameepodceHo20 nocmanosoio Kabinemy Minicmpie Yxpainu 6io 23.12.2020 Nel300 ma
CKa0aemvbcs 3 pe3yibmamis anHanizy NopieHsIbHOI ehekmueHocmi (pe3yibmamusHocmi), besnexu,
epexmuerHocmi sumpam ma pe3yibmamis analizy niusy Ha 010xcem aiKapcbKo2o 3acoby HA OCHOBL
OaHUX 3aA6HUKA. BUCHOBOK YNOBHOBANCEHO20 Op2aHy 3 0epHCABHOI OYIHKU MEOUUHUX MEXHONI02It Ma€e
pexomeHOayitinui xapakmep. Haodani oani y 6UCHOBKY € aKmyanvbHi CMAHOM HA 0amy U020
ni020MOoGKU.

1. Indopmanis npo aary nNpoBedeHHSI AeP/KABHOI OWIHKM MeIMYHUX TEXHOJIOTii
3asiBJICHOT0 JIiIKapchKOro 3aco0y: 28.04.2023

2. Indopmanis npo 3asBieHHI JiKapcbKUi 3aci0:

1) nailimenyBaHHsi (mpi3BuIle, iM’sl, MO 0aTbKOBi) 3asiBHHUKA Ta Ha3Ba BHPOOHHUKA
JIKapChKOro 3aco0y:

CranoMm Ha 28.04.2023 3a nanumu Jlep:kaBHOTO PeecTpy JiKapChKHX 3aco0iB’:

CIIIHPA3A, po3uun ans id'ekmiid, 2,4 mr/mi, y ¢makoni - 12 mr, mo 5 mn y ¢aakoni, o 1
(b1akoHy y KapTOHHIN Mavlli.

PIT UA/17852/01/01 tepmin aii 3 11.01.2020 mo 11.01.2025.

Bupoouuk: OYJDKUOIIM Hiocunc bioreknonomxic eamapk AnC, [anis; Ilateon Itamis
C.ILA., Itanis; Berrep @apma-®epriranr [ M6X 1 Ko.KT', Himeuunna; bioCnpinr 'm6X, HimeuunHa;
bioren Hinepmannc bi. Bi., Hinepnangu.

3asBuuk: bioren Hinepnanac bi.Bi., Hinepnanu.

3asiBHUK, SIKUH ITOJIaB 3asBY Ta JIOCKE JIO YITOBHOBXKEHOTO OpraHy Ha MPOBEICHHS JEPKaBHOT
OIHKY Menn4yHoi TexHonorii, - TOB «/[xoHcoH 1 [I)xoHCOH YKpaiHay.

2) TOproBe/ibHA Ha3Ba JIKaApPCbKOro 3ac00y:

CIIIHPA3A.

3) Mi’KHAPO/IHA HENMATEHTOBAHA HA3Ba 200 CHHOHIMIYHEe HANMEHYBAHHSI:

! http://www.drlz.com.ua/
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Nusinersen.

4) ckaan JikapcbKOro 3aco0y (i04i Ta 10MOMIKHI pe4OBHHM):

Oitoui peuosunu. 1 mn mictuth 2,4 Mr HyciHepceHy; 1 ¢dmakoH mo 5 mi mictuth 12 mr
HYyCIHEpCEeHy;

00NOMIdNCHT peuosunu. HaTpito auriapodocdar auriapat, nuHatpito Gocdar; HaTPiO XIOPU;
KaJil0 XJIOpWZ;, KaJbIlil0 XJOPWA MAWTIApAT; MarHilo XJIOpUJ TeKcariapaT, HaTpis THUAPOKCH;
XJIOPOBOJHEBA KUCIIOTA; BO/A AJIS 1H €KLIH.

5) popma BuIyCKY: pO3UUH JUIS 1H'€KITIH.

6) ciocid 3acTocyBaHHS JiKapCbKOIo 3aco0y:

Tepaniro npenapatom CriHpa3a MOBUHEH NPOBOAWUTH JKap, SIKMM Mae JOCBiJ Yy JIKyBaHHI
CHiHaJIBHOT M’ 5130B0O1 aTpodii.

[Tpenapat Criinpa3a npu3HaueHUH 1715 IHTPATEKaJIHLHOTO BBEICHHS 32 JOIIOMOT OO JIIOMOAIBHOT
nyHkiii. PekomengoBana mo3a ctaHOBUTH 12 mr (5 Mi) Ha onHE BBeACHHS. Tepamito mpenapaToM
Crinpasa ciij moYrHaTH SIKOMOTa paHille Micis BCTAaHOBJICHHS JiarHo3y 3 4 103 HacuueHHs y 0, 14,
28 ta 63 nens. [licng uporo oauH pas KoxHI 4 MICAI CIIiJl BBOAUTH MIATPUMYBAIIBHY J103Y.

Tpusanicmo nikyeanmus

[adopmariiss 1040 MOBrOCTPOKOBOI €(PEKTUBHOCTI LBOTO JIIKAPCHKOTO 3aco0y BIICYTHS.
HeoOXigHicTh MPOIOBKEHHS Teparii CiIijJl peryIsipHO NMEPerisaaTH i po3risiiaTH B 1HIUBIAyaIbHOMY
MOPATIKY 3aJI€KHO BiJl KJIIHIYHOT KAPTUHY 3aXBOPIOBAHHS MAIliEHTA 1 PeaKIlii Ha Tepartio.

7) ingopManisi Npo HasIBHICTH Jep:KaBHOI peecTpauii JikapcbKoro 3aco0y B YKkpaiHi:

CIIIHPA3A, po3unH ans iH'ekuiid, 2,4 mr/mi, y ¢uakoni - 12 mr, mo 5 ma y ¢iakoHi, mo 1
(rakoHy y KapTOHHIH madiii.

PIT UA/17852/01/01 tepmin ii 3 11.01.2020 o 11.01.20252,

8) dbapmakosioriuna aist JikapcbKoro 3acody Ta Ko/ 3a aHATOMO-TePaNeBTUYHO- XiMiYHOI0
kJaacudikaniero:

[Ipenapar CniHpasza € aHTUCMHCIOBUM oulironykiaeotusoM (ACO), skuil 301IbLIyE YacTKy
TpaHckpuntiB MaTpuuHoi PHK 3 BkimtoueHHsIM ek30Ha 7 reHa BH)KHBAaHOCTI MOTOHEHpoHIB 2 (SMN2),
3B’SI3yI0UYMCh 3 IHTPOHHUM caillieHcepoM crutaiicunry (intonic splice silencing site — ISS-N1),
posramoBanuM B iHTpoHi 7 npe-MPHK rema SMN2. 3B’s3ytouncsk 3 HuM, ACO BuTicHsie (axkropu
CIUTaiCUHTY, SIK1 Y HOPM1 IPUTHIYYIOTh HOT0. BuTicHeHHs 1MX (akTOpiB MPU3BOIUTH /10 30€pEKEHHS
exk3oHa 7 B MPHK SMN2, a omxe micns cuatesy MPHK SMN2 moxe BinOyBaTuch ii TpaHCIALIS B
6110k SMN 3 OBHOIO JTOBJKHMHOIO JIAHLIOTA.

CrninanbHa M’s30Ba atpodis (CMA) € mporpecyrode HEpPBOBO-M’S30BE€ 3aXBOPIOBAHHS,
MIPUYMHOI0 PO3BUTKY AKOro € mytauis xpomocomu 5q SMNI. [pyruit ren SMN2, po3ramoBaHuit
no6mm3zy SMNI1 BianoBifae 3a NpoayKyBaHHs HeBenuKoi kuibkocTi Ouika SMN. CMA — 1e cnexTp
PI3HUX KJTIHIYHUX CTaHIB, MPU I[bOMY TSDKKICTh 3aXBOPIOBAHHS MOB’A3aHa 3 MEHIIOK KUIBKICTIO KOTIH
reda SMN?2 Ta OLIbII MOJIOAUM BIKOM IIOSIBU CUMIITOMIB.

®dapMakoTepaneBTUyHa rpyna: [Hmn mpemapaTé [Uisl JIIKyBaHHS 3aXBOpPIOBaHb KICTKOBO-
M’s130B01 cuctemu. Hycinepcen. Kog ATX M09AXO07.

9) moka3aHHsA 10 MeIUYHOT0 3aCTOCYBAHHS, 32 IKUM I0/1aBaJIacs 3asiBa:

[Tpenapar Cninpa3a (HyciHepceH) Moka3aHuil 10 3actocyBaHHS npu CMA, CIpHUMHEHOIO
MyTalli€o B XpoMocoMi 5q, ais naiieHnTiB 3 Il Tunom 3axBoproBanns Ha CMA.

10) moka3aHHs 10 MeAUYHOIr0 3aCTOCYBAHHS BiINOBIIHO A0 IHCTPYKUil AJs1 MeIMYHOTO
3aCTOCYBaHHS, 3aTBepa:keH0i MO3, 32 HAsIBHOCTI Jep:kaBHOI peecTpalii JiKapcbKoro 3acody B
Ykpaini:

[Tpenapar Cninpasa noka3anui 11s gikyBanHss CMA, cripyurnHeHoi MyTalli€lo B XpoMocoMmi 5q.

11) indopManisa Npo HasIBHICTH NMOKA3aHb /10 MEJUYHOI0 3aCTOCYBAHHS JIKAPCbKOIO
3aco0y Il BUKOPUCTAHHS i/l 4YaC HAAAHHSA MeJIUYHOI JONMOMOIH NMPH CTAHAX, IO 3a3HAYEHI y
NpPiOPUTETHUX HANPSIMAX PO3BUTKY c(epu 0XOpOHH 3/10POB’si:

2 http://www.drlz.com.ua/
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VY nocke 3a3Ha4eHO, 110 mpenapar Crinpasa (HyCiHEPCEH) HaJIEKHUTh A0 piaKiCHUX (opdhaHHMX)
3a TOKa3aHHSMH, 3a3HAaYCHUMH y 3asBi, 10 BU3HA4Ya€ HEOOXiNHICTh (PiHAHCYBaHHS 3a MPUHIUIIOM
COIIIaIbHOT COJIiaPHOCTI.

Bionosiono 0o naxaszy Minicmepcmea oxopornu 300pos’s Yrpainu 6io 07.10.2022 Ne 1832 «I1po
3aMBePONCeHHST NPIOPUMEMHUX HANPAMI8 pO38UMK) cghep oxoporu 300pos's na 2023-2025 poxuy
JUKY8aHHA PIOKICHUX (Op@AHHUX) 3aX60PI06AHL He 8KAIOYEHO 00 NPIOPUMEMHUX HANPAMIE PO3GUMKY
cghep oxoponu 300p0o8 .

3. BUCHOBOK YNOBHOBA:KEHOI0 OPraHy IIOA0 Pe3yJbTATiB MOPIiBHSJILHOI e()eKTHUBHOCTI
(pe3yabTAaTUBHOCTI), 0€e31eKH, epeKTUBHOCTI BUTPAT HA JIKAPChKUIi 3aCi0 Ta aHAII3y BIVIMBY HA
NMOKA3HUKH OIOIKETY:

1) naHi 11010 NPiOPUTETHOCTI 32aXBOPHOBAHHS (CTaHY)

CminanpHi M s130B1 atpodii (CMA) — rpymna BaXKUX CHAAKOBUX T€HETUYHO-IETEPMIHOBAHUX
3aXBOPIOBaHb, K1 XapaKTEPU3YIOThCS MPOTPECYIOYOI0 JIereHepallielo MOTOHEHPOHIB MEepeAHIX POriB
CIIMHHOTO MO3KY 1 NMPHU3BOIATH J0 MPOTPECHBHOTO PO3BHTKY CIAOKOCTI M si3iB Ta ix arpodii. o
MIEBHOTO €TaIly 1€ 3aXBOPIOBAHHS BBa)KaJOCh HEBUIIIKOBHUM 1 Ay»e MIBUIKO Iporpecyrounm. Y 2007
p. 3a pesyabTaTamu MikHApOIHOT KOH(MEpEHIT mo0 cTaHAapTiB MeanyHoi gormomoru mpu CMA
OyJnn ommyOIiKOBaHI peKOMEH/IAIlli 10 JIarHOCTHIIl Ta JIKYBAaHHIO IIbOTO 3aXBOPIOBAHHS, a TAKOX I10
OPTOIEIUIHOMY, PECIIPATOPHOMY 1 XapuOBOMY CYIIPOBOJY XBOPHUX, SIKi IMMPOKO BUKOPHUCTOBYIOTH B
YCbOMY CBITI.

3acTocyBaHHS IIMX METOMIB TOTpPeOye 3HAYHMX BHUTpAT, MO0 CKJIANAIOTBCS 3 YaCTUX
rocmiTaizaiii, HeBIIKIaJHUX KOHCYJbTAIlil (paxiBIliB, KOPUTYIOUHX (Pi3i0TEPAnICBTUYHUX METO/IIB,
OPTONEANYHOI JOMOMOTH, BEHTHIIALIHHOT miATpUMKH (PyHKIT auxanns. Cimil 3BakaTu, BATPATH HECe
SIK CYCHUIBCTBO, TaK 1 pOJIMHA.

[Tpubmmzno y 96 % nanientiB CMA cnipuunHena myTaniero reny SMN1, 110 Jiokani3oBaHuil y
5q xpoMocoMi (memnerisi 5q). binburicTe maiieHTIB ycmaakoBYIOTh Aenerito reHa SMN1 Big cBoix
0aThKIB.

Sk 3a3Ha4YeHO y J0Che, YKpaiHChKU peecTp xBopux Ha CMA miaTpumyeTbes ['poMaacbkoro
oprasizauiero ‘“XapkiBcbkuid brnaroaiitauniit @onn «JliTH 31 ciiHAIBHOIO M’ A30BOI0 aTpodiero»” (nam -
Xb® «litn 31 CMA»). CranoM Ha kBiteHb 2021 p. y peectpi @oHAY MICTUTbCA 3amuc npo 244
nanieHTa, 3 Hux 220 oci0 13 miarsepaxenuM JIHK anamizom: CMA Ttuny [ — 24 xBopux, CMA tuny
IT— 151, CMA tuny III — 45 oci6. Haxans, kingpkicTh namiedTiB i3 CMA 3MiHIOETbCS HaJ3BUYAITHO
JUHAMIYHO 13 BpaxyBaHHSM (DaKTOpY BUCOKOI JIETaJbHOCTI B YMOBax BIJICYTHOCTI 3a0e3Ne4eHHs
MaTOTEHETHYHOT Tepari€lo, a TaKoXX JTWHAMIYHOTO BKJIIOYEHHS HOBUX J1alrHOCTOBAaHUX MAlli€HTIB Ta
MIrpariiHux TeHAeHi mnamieHTiB 13 CMA 1o 1HmMX KpaiH 3aas MOKJIMBOCTI OTPHUMAaHHS
MaTOTEHETHYHOT Teparnii.

11io yac npoeedenns excnepmusu YNOSHOBANCEHUM OPSAHOM 3 OEPAHCABHOI OYIHKU MEOUUHUX
MexXHON02IU (0ai - YNOBHOBACEHUL Op2aH) Oy HAJICIAHT TUCU 13 3anUmamu 00 KIIHIYHUX paxieyie
3 Memoro sepughixayii inpopmayii uyo0oo kinbkocmi nayicumie 3 oiacnozom CMA Il muny 6 Ykpaini ma
meHOeHYii w000 3axX60PHBAHOCMI 3a OCMAHHI 5 POKI8.

Kniniuni paxieyi Hayionanovnoi oumsuoi cneyianizosanoi nikapui "Oxmamoum” 3aznauaromo,
Wo Ha cbo2oOHi 6 Yipaini eiocymmin o¢hiyitinuii peecmp nayienmie 3i CMA. LlJodo 3acanvHoi
kinbkocmi nayienmie 31 CMA moowcna cyoumu auuwe 3 peecmpy Xb® «/limu 3i CMA», 6 axomy
3apeecmpogaro 6i0 70% 0o 90% diacnocmosanux nayicumie 3i CMA 6 Ykpaini. Hapasi onyoaikogani
oani oocmynni 3a 2021 pix. Iliopaxynku nayienmis ¢ 2022-2023 pokax npogecmu 6Kkpatl CKI1aoOHO uepe3
nepemiujeHHs: nayieHmie 6HACIIO0K AKMUBHUX BILICbKO8UX Oill Ha mepumopii Ykpainu.

Kniniunumu ¢axisysmu Incmumymy neeponoeii, ncuxiampii ma napkonoeii HAMH Ykpainu
0y10 3a3Hayero, wjo Hapasi peecmp xeopux na CMA, axuil niompumyemoca XbD «/{imu 3i CMA», mae
405 3anucieé wo0oo xeopux ycix munis. € dani npo cmepmo 20 X60pux npomscom 080PiuH020 nepiooy.
Bix natioopocniwozo xéopozo - 50 pokie, natimeHwull xeopuii Hapoouecs y aucmonadi 2021. Peecmp
Mmicmumb iHghopmayito npo Gopmynoeants 0iacHo3y y MeOUuHil 0oOKyMenmayii, 0amy 6CMAaHOBIeHH s
0iazHo3y Ma 4ac nosasu Nepuiux CUMNMoMIs.
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YV nucmi 6ionoesidi kniniunux excnepmis Incmumymy uesponoeii, ncuxiampii ma HapKonocii
HAMH Yxpainu maxooic 6y10 6Ka3ano, wo 0CHOGHUMU Kpumepisamu 8ioHeceHHs xeopo2o 3i CMA oo 11
muny € 0ebrom 3ax80pr8anHsa y 8iyi midc 7 ma 18 micayamu ma ne30amuicmes 00CA2MU MONCIUBOCTE
camocmitino xooumu. Kinexicmo xoniii eeny SMN2 ab6o 6y0v-sKi iHwi 00CHiONHCEHHS He € Kpumepismu
BiOHeceHHs X60poco 00 euznauenozo muny CMA. Knacugixayis rpynmyemuvcs auuie HA KAiHIKO-
aHamHecmuyHux 0anux. B ymosax peanvroi kiiniunoi npakmuxu 6 YKpaini € neeni oomedceHHs ujo0o
docmosipHocmi 0anoi inghopmayii: pizna inmepnpemayis “0edbromy 3ax60p106aHHs ", BUKOPUCMAHHSL
ABMOPCHLKUX HA36 X80po0 Y meduuniu ookymenmayii (CMA Il muny mae nassy xeopoba /ybosiya);
MKX-10 mae okpemuii koo minvku onsi CMA I muny, eci inwi munu CMA koodyromuvcs pazom, momy
CMA Il muny 3a36uyaii kKooyemuvcs mum dHce kooom, wo i CMA I muny abo 11l muny. Hx 3a3navaiomo
KIIHIYHI ghaxisyi, epaxosyrouu oani oomedsicenns, Kitvkicmo xeopux nHa CMA Il muny 6 Ykpaini mosrcna
oyinumu y 250-270 oci6. 3a ocmanni 5 poxig 3axeopiosanicme na CMA 3pocmana, peecmpayis
8UNAOKi6 8 peecmpi mana maxy ournamixy.: 2022 p. - 7 nayienmis, 2021 p. - 17, 2020 p. - 40, 2019 p. -
22,2018 p. - 20.

Omowce, kniniuni ¢haxisyi Hayionanenoi oumsuoi cneyianizosanoi aikapui “Oxmamoum”,
nocunaroyucy Ha peecmp XbD «/limu 3i CMA», niomeepoacyroms Kinvkicme nayienmie 3i CMA 11
muny, wo oyra naoana 3assnuxom (151 nayienm 3a 2021 pix). Oonax eapmo 3aysasxicumu, wo
nompeba nomeHyitiHo modice 6ymu OLIbUIOI0, OCKIILKU 8IONOBIOHO 00 ompumanoi ingopmayii  6i0
Kniniunux ¢haxieyie Hayionanvnoi oumsauoi cneyianizogarnoi nikapui “Oxmamoum’” y peecmpi XbBD
«imu 31 CMA» peecmpyemucs 6io 70% 0o 90% oiacnocmosanux nayicumis 3i CMA 6 Yxpaini, a 3a
Oanumu KiiHiuHuUX excnepmis Incmumymy neeponocii, ncuxiampii ma napkonoeii HAMH Yxpainu 6
YMOBAX PeaNbHOI KIIHIYHOI npakmuku 8 YKpaini € negni oomedxnceHts 6 diacHocmuyi ma noCmaHo8yi
0iazHO3).

1lio uac nposedennsi excnepmuszu 3 oepacaenoi OMT ecmanosneno, wo CMA (CMA ma
cnopioneni cunopomu, MKX-10 - G12) eneceno 0o “Ilepenixy piokicnux (opghannux) 3axeoprogamy,
Wo npu3800amvb 00 CKOPOUEHHS MPUBANOCMI HCUMMS X60pux abo ix ineaniouszayii ma Onsl AKUX
iCHyIOmMb BU3HAHI Memoou NKY8anHs ", 3ameepodceHo20 Hakazom Minicmepcmea oxopoHu 300po8’s
Yrpainu 6io 27.10.2014 Ne 778, 3apeeccmposanozo 6 Minicmepcmsi iocmuyii Ykpainu 6io 13.11.2014
3a Ne 1439/26216.

Hapasi 6 Vkpainu cxeanena Komyenyis po3sumky cucmemu HAOAHHSA MeOUYHOI 0OnOMocu
nayieumam, AKi cmpadxcoaiomv Ha piokicHi (opganni) 3axeoprosanns, uHa 2021-2026 poku,
3ameepocena nocmarnosoo Kabinemy Minicmpie Yrpainu 6io 28.04.2021 Ne 377-p’, mema sxoi
3MEHUIeHHSI CMepMHOCMI 8I0 PIOKICHUX (OpghanHuX) 3aX60pI06aHb, NIOBUUEHHS SKOCMI HCUMMIL
nayienmis, AKi cmpaxcoaromv Ha piOKICHI (opganHi) 3ax60pI06AHHS, WIAXOM 3a0e3neyeHHs.
Cnpageodnuso20 ma pisHo20 00CMyny 00 AKiCHOI MeOUyHoi 00nomo2u maxkum nayicHmam, 30Kpema 00
AKICHUX, eheKmueHux ma Oe3neyHux JiKapcbKux 3aco0ié 0as JNiKY8aHHs PIOKICHUX (opghanHux)
3ax60p106aHb, 00 MEOUUHUX 8UPOOIE Ma NPOOYKMI6 CReyianbHO20 IKY8ANbHO20 XAPUYBAHHS, A MAKOIHC
NCUXOTI02TUHO20 CYNPOBOOY.

2) naHi mWOZ0 AOCTOBIPHOCTI pe3yJbTATiB NOPIBHSJIBHOI KJIHIYHOI e(eKTHBHOCTI Ta
0e3neKH 3as1BJIEHOrO0 JiKapchKoro 3aco0y. Onuc (nmpeacraB/ieHHs) 3a3HAYEHUX pe3yJIbTaTiB

BianosigHo no iHdopmallii B TOChE 00 3asIBICHOTO JIIKAPCHKOTO 3ac00y BUBYAIUCS:

Honyasiuis (P, population): nanientu 31 CMA II Tuny.

Brpyuanns (I, intervention): HyciHepceH po3uuH JJs iH'eKiil 12 Mr iHTpaTekanbHO, 4 103U
HacHYeHHs, a TOTIM | pa3 KoxH1 4 MICAIll Y MOEAHAHHI 13 CTAaHAAPTHOI KPAIIOK MiATPUMYIOYOI0
Teparniero.

Komnapatop (C, comparator): mame6o, cTaHIapTHA Kpallla MmiaTpuMyroda Tepartis.

KinueBi Touku (O, outcomes): BiIMOBiAb HA JIKyBaHHS, BM)KHUBAHICTh, TOTIpmIeHHS abo
TIOJTITIIICHHS CTaHy MarfieHTa (B T. 4. 32 €TallaMd MOTOPHOTO PO3BUTKY ), CMEPTHICTB 1 KUTBKICTD SKICHO
MPOXKUTUX POKIB KHUTTH.

[Ipu oOrpyHTyBaHHI BHOOpPY KOMIIapaTopa 3asBHHKOM OyJIO 3a3HA4€HO, IO 3TIIHO 3
pEeKOMEeHAALIsIMU 3 JiKyBaHHs MaiieHTiB 31 CMA Ta JIOKalbHOIO MEIUYHOIO MPAKTUKOI OCHOBHUM

3 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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METOJOM JIIKYBaHHS € TMIATpUMYyIoYa Teparmis, 5SKa TPOBOAUTHCA 3a PEKOMEHIAIlISIMH
MYJbTHIUCIMIUIIHAPHOI KOMicii. 3asBHUK 3ayBakKMB, IO Yy 3B’S3KYy 3 BIJICYTHICTIO YHi()iKOBAaHOTO
KJIIHIYHOTO MPOTOKOJY JIIKyBaHHA maiieHTiB 31 CMA, nipu BuOOpi kommaparopa Oyio BpaxOBaHO
HACTYITHE:

-KOHCYJIbTaIlil 3 (paxiBIsIMU, SIKI MArOTh JOCBI JIIKyBaHHs TalieHTiB 31 CMA;

-aHaJi3 omyOiKOBaHOI JiTeparypu B YkpaiHi, 30kpema: A.B. Illarimio, B.M. MarieHko,
“CninanpHa M’s130Ba aTpodis: peanii Ta nepcriektuBu B Ykpaini”, YKP. MEJl. YACOIIUC, 1 (135),
T. 1 — I/II 2020 my6mixaris “BejieHHs XBOPHX Ha CIiHAIbHY M’S30BY aTpodilo: yac sl pealbHUX
3min”, aBropu: A.B. llatimno, P. Credpanos, B.M. Marttomenko, JI.A. JliBmmns, I.B. Makyx, B.O.
Porosuncekmii, LII. Tpodimor, B.IO. Mapruntok, B.O. Caucrineauk, O.0. MipoIHIKOB,
CrieIiagi30BaHUi MEIMYHHUM ITOPTaIT www.health-ua.com?;

-aHaJ3 MDKHApPOJAHUX PEKOMEHMAALIN 3 JOTJsAAy Ta KOHCEPBATUBHOTO JIIKYBaHHS MAIlI€HTIB 31
CMA: IIporokon Ne63 Big 19 kBitHs 2019 poky «CmiHanbHi M’s130B1 aTpodii y AiTei» CXBaJleHUH
00’€THAHOIO0 KOMICI€I0 3 SKOCTI MEIWYHHUX HOCIyr MiHicTepcTBa OXOpPOHHU 310poB’st PecmyOmiku
Kazaxcran; TREAT-NMD. Standards of Care for Spinal Muscular Atrophy, 2007; J. Glascocka, et al.,
2018 “Treatment Algorithm for Infants Diagnosed With Spinal Muscular Atrophy through Newborn
Screening. Journal of Neuromuscular Diseases 5, 145—-158. DOI 10.3233/JND-180304; Mercuri, et al.,
2017 “Diagnosis and management of spinal muscular atrophy: Part 1: Recommendations for diagnosis,
rehabilitation,orthopedic and nutritional care”. Neuromuscular Disorders 28 103—115.

3a pezyromamamu eepughikayii subopy Kpawjoi niompumyrouoi mepanii 8 AKOCmi Komnapamopa
VINOBHOBANCEHUM OPSAHOM BCHAHOBIEHO, WO GUDIP KOMNAPAmopa y 00Cbe 30ilUCHEHO 8ION0BIOHO 00
pexomenoayiti Hacmanosu «/lepacasna oyinka MeOUyHUX mexHono2iu 0as aikapcokux 3acooiey CT-H
MO3Y 42-9.1:2021, 3ameepooicenoi naxazom MO3 Vipainu 6io 29.03.2021 Ne 593 (0oani -
Hacmanosa) ma 6 ymosax n1okanvHoi peanbHoi KNiHIYHOI npakmuky 8 YKpaini 015 1iKy8aHHsa nayicHmie
31 CMA Il muny y 0ocbe € npuiHamuum ma Memoooa02i4HO KOPEKMHUM.

Indopmaniss mogo0 NOpPiBHAIBHOI KJIHIYHOI e(eKTHBHOCTI Ta 0e3leKH 3asiBJEHOIO
JiKapchbKOro 3aco0y HyciHepceHy HaJaHa B [0Cb€ 3a pe3yjibTaTaMud O0araToleHTPOBOTO,
PaHI0MI30BaHOTO, TIOABIWHO CIIIOTO0, Tuanedo-koHTposiboBaHoro gociimkenHs ¢asu 3 CHERISH,
omucaHoro y myomikamii  Mercuri, et al. 201 8. MeTor0 MaHOTO JOCIiKEHHS OyJn0 OLIHUTH
e eKTHUBHICTb Ta Oe3neKy HyciHepceHy y aiteit 31 CMA 13 mi3HiM nodyatkoM (aHri. later-onset SMA).

HocnimxenHs Oymo nposeneHe y 24 nocnigHUIbKuX neHTpax 10 kpain i Oyio crutanoBaHo 3 4-
TUKHEBUM CKPHUHIHTOBHM MEPIOJOM, 9-MICAYHUM MEpioJOM JIKyBaHHS Ta O-MICIYHUM MEpiooM
MOJAJBIIOr0 crocTepekeHHs. Jlnms 3a0e3nedeHHs OamaHcy MK TpynamMu JOCHTIDKEHHS iTei
PO3NOJUIMIIA BIAMOBIHO 0 BIKY IMpPH CKPUHIHTY (<6 POKIB Ta >6 pOKIB) 1 MOTIM pPaHA0MI30BaHO
MOJIUTMITN Y CHIBBIHOLIEHHI 2:1 10 rpynu HyciHepceHy abo 10 KOHTPOJIbHOI rpynH (Tpymna GpikTHBHOT
nporeaypu). Panmomizartist Oysia mpoBeieHa 3 BAKOPUCTAHHSM IHTEPAKTHBHOT CUCTEMH BE0-3B’SI3KY.

Hycinepcen npu3Havanu iHTpaTekaqbHO y nA031 12 mMr wa 1-#, 29-if Ta 85-if aHi, a
MIATPUMYBAJbHY /103y MpU3Hayanu Ha 274-i neHb. OIKTUBHY MpoLeaypy MPOBOAMIN Yy Il K JHI Ta
BOHA TOJIATaja B HEBEIMYKOMY YKOJI TOJKOK BHU3Y CIHUHH, MOKPHUTOI OaHIaXeM ISl CUMYISIii
MIPOBEICHHS JIFOMOAIbHOI MyHKITI].

IlepBHHHOIO KiHIIEBOIO TOUKOIO OyJia 3MiHA 3HAUEHHs 0alliB 32 PO3IMIMPEHOO IIKAJIO0 OLIHKU
MotopHux ¢yHkiii Xammepcmita (Hammersmith Functional Motor Scale-Expanded, HFMSE) 3a
METOJIOM HallMEHIIIMX KBaJpaTiB BiJl MOYAaTKOBOTO MOKa3HUKA yepe3 15 MicauiB mikyBanHs. KiiHiuHi
excrieptu ouiHtoBanu 6amu 32 HFMSE naBiui npotsrom nepioay CKpuHIHTY Ta Ha 3-#, 6-i1, 9-i1, 12-ii 1
15-#1 micsii. HFMSE — 11e 33-enemMeHTHe oliHIOBaHHS pyX0BOi PyHKIII1, 0QiliiiHO 3aTBepKEeHE s
BHKOPHUCTAaHHS y marieHTiB i3 CMA 11sl OIIHKY TIsTBHOCTI, 10 TOB’s3aHa 3 TTOBCSKICHHUM JKUTTSIM.
Koxen 3 33 BUIIIB AisITBHOCTI OILIHIOIOTH 32 MIKAJIO0, 110 Bapiroe Bif 0 (BIACYTHICTH BiAMOBIL) 10 2
(moBHa BinmoBik) Oamis, Ta 3a 3aranbHO0 HFMSE, B sikiii 6anu BapiroroTh Big 0 10 66 (miaBUIIEHHS

4 https://www.umj.com.ua/article/171833/spinalna-m-yazova-atrofiya-realiyi-ta-perspektivi-v-ukrayini

5 https://health-ua.com/article/45850-vedennya-hvorih-naspnalnu-myazovu-atrofyu-chas-dlyarealnih-zmn

¢ Mercuri E., Darras B.T., Chiriboga C.A., Day J.W., Campbell C., Connolly A.M., lannaccone S.T., Kirschner J., Kuntz N.L., Saito K., Shieh P.B.,
Tulinius M., Mazzone E.S., Montes J., Bishop K.M., Yang Q., Foster R., Gheuens S., Bennett C.F., Farwell W., Schneider E., De Vivo D.C. Nusinersen
versus Sham Control in Later-Onset Spinal Muscular Atrophy. N Engl J Med, T. 378, Ne 7, pp. 625-635, Feb 2018
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3arajJpHOTO Oay OKa3ye MoJINIIeHHS pyXxoBoi GpyHkIii). 3mina noka3nukiB 328 HFMSE monaiimenie
Ha 3 0aJii BBXKAIOTh KIITHIYHO 3HAYYIIO0.

JocipKeHHs MICTHIIO 6 BTOPHHHHUX KiHIEBUX TOYOK, 10 BKITIOYAJIH BiJICOTOK JITEH, K1 Ml
361nbmenHs 6anis 3a HFMSE monaiiMentiie Ha 3 0ainy BiJ IOYATKOBHX ITOKA3HUKIB Ha 15-# MicALb;
BIJICOTOK JITEH, K1 IOCATIIM IIOHANMEHIIIE OJTHI€T HOBOT PyX0BO1 HaBWYKH BiamnosigHo 10 BOO3 (i3 6
OCHOBHHMX HAaBHMYOK); 3MiHYy OaJliB BiJ] IIOYAaTKOBOTO PIBHS 32 MOJYJIEM OLIHKA MOTOPHOI (yHKIIi{
BepxHixX KiHIIBOK (Revised Upper Limb Module, RULM), sxi BapitoroTh Big 0 mo 37 (Bumi O6amu
CBIJTYATh MPO KpaIly pyXxoBy QYHKIIIO); BiJICOTOK MAIlIEHTIB, SKi 3MOTIIN CAMOCTIHHO CTOSITH; BIZICOTOK
TAIIE€HTIB, SIKI 3MOTJIM XOAWTH 3 MATPUMKOI0. be3neky omiHoBalIu BIPOAOBK YChOTO JOCTiHKCHHS.

VY nocmimxenns 0yio BkiatodeHo 126 marientiB (84 malieHTH A0 Tpynu HyciHepceHy, 42 —
KOHTPOJIbHA T'pyIma), y Akux cuMntomMud CMA po3BHHYJIUCH Yy Billi Bij 6 MicsiiB g0 12 pokiB; XBopi
CaMOCTIMHO CHIIJIM, aJI€ HIKOJIH HE Majal MOKJIMBOCTI CAMOCTIMHO XOIHUTH.

PesyabTraTn KiIiHiuHOI eeKTHBHOCTI

Ilepsunna kinyesa mouxa. llpm monepeaHbO BHU3HAYCHOMY MPOMDKHOMY aHami3i Oyio
BCTaHOBJICHO, 1110 301JIbIIEHHS cepelHboro 3HaueHHs OaniB 32 HFMSE 3 BuxkopucranusMm metomy
HalMEHIIMX KBaJPAaTiB BiJ MOYATKOBOTO PiBHS /10 15-r0 MicsIs y TPyIIi Mali€HTIB, SKi OTPUMYBAJIN
HYCIHEPCEH, Ta 3HI)KEHHS CEpelHbOro 3Ha4deHHs OajJiB 3a METOJOM HaWMEHIIMX KBaJpaTiB Yy
KOHTPOJIBHIM Tpymi, MPU3BOAUTH A0 3HAYYIIO! PI3HHII MK TpylnaMd Ha KOPHUCTb HYCIHEPCEHY
(cepenHst pi3HUIA y 3MiHI 32 METOJIOM HaMEHIIMX KBajpaTiB ckiana 5,9 Gamis; 95 % CI 3,7-8,1;
p<0,001).

[Tpu ¢inanpHOMY aHaii31 BCTAHOBJIEHO 30UIbIIECHHS cepeHboro 3HaueHHs OaniB 3a HFMSE 3
BUKOPHUCTaHHAM METOAY HAaWMEHIIWX KBAJpaTiB BiJ| MOYAaTKOBOTO PiBHS 10 15-ro Micsus y rpyti
HYCIHEpCEHY Ta 3HIKEHHS Y KOHTPOJBHIN IrpyIi (CepenHs pi3HUI y 3MiHI 32 METOJOM HallMEHIIIUX
kBajpatiB ckiana 4,9 6amm; 95 % CI 3,1-6,7).

3a aHUMM J0Ch€ TMOAIOHI pe3yJbTaTH Ha KOPUCTh HYCIHEPCEHY CIIOCTEPIraJiuCh MpH BCIiX
aHaJli3aX YyTJIMBOCTI JUI MEPBUHHOI KIHIEBOI TOYKM Ta Y BHU3HAUEHUX MIArpyNax BIANOBIAHO /10
KUTBKOCTI Komiit reHy SMIN2.

[Tpu 3aranpHit ominmi OaniBe 3a HFMSE 3 nmnuHOM dacy Oublni MOKa3HUKH IT1IBUIICHHS
3Ha4YeHHs OaJliB BI/I3HAYAJIM Yy IPyMi MaLlI€HTIB, sIKI OTPUMYBAJIN HYCIHEPCEH, HIK Y TPYIll KOHTPOJIIO,
nourHarouu micis 6 micsauis. Ha 15-my micsni Oyiio oTpuMaHo HailO1b1Ie MiABUIIEHHS 3Ha4eHb 0aJIiB
BiJl IOYaTKOBOTO PIBHA y TPyl HyCIHEPCEHY Ta HalO1IbIlIe 3HM)KEHHS 3HaUYeHb OaliB y KOHTPOJIbHIN
rpymi, 1o OyJIo MOCIII0OBHO 3 pe3yJbTaTaMH Ha 9-My Ta 12-My MiCSIISX.

Bmopunni kinyeei mouxu. Bincotok nitelt, siki Ha 15-My Micsiii Masu 301TbIIeHHS 3HaYeHb OalliB
3a HFMSE monaiimenie Ha 3 6anu, OyB BUILIUM Yy TpyIll HyCIHEPCEHY, HIXK Y KOHTPOJIbHIHN rpymi (57
% npotu 26 %, p <0,001). Bixcotok miteH, siki 1ocariy xoda 6 oJHIET HOBOI PyXOBOi HAaBUYKHU 3a
BOO3, 3na4HO0 HE BiJIPi3HABCA MIXK IPYIIOI0 HYCIHEPCEHY Ta KOHTPOJIBHOIO TPpy1oro (BiamosigHO 20 %
1 6 %, p=0,08). BpaxoByrouun, 1o p-3HaueHHs A JaHOI BTOPMHHOI KiHIIEBOI TOYKM BKa3ye Ha
CTaTUCTUYHO HE3HAUyIly PI3HMII0 MDK TpylaMH, yCi HAcCTYIHI CTaTUCTUYHI aHAJI3W BTOPUHHHX
KIHLIEBUX TOYOK Yy OaraTopiBHEBi cTparerii TecTyBaHb 3a yMOBaMHM IIPOTOKONY BBa)KalOTHCS
JOCIITHAIIBKUMA Ta HE TMOBIIOMIISIOTBCS aBTOpaMU JOCHIKeHHs. YacTka miTed, SKi JOCATIIH
MO>KJIMBOCTI CTOATH CAMOCTIHHO 200 XOAUTH 3 IOTIOMOT'0I0, 3HAUYIIO HE BIIPI3HSIMCH MK IpyTaMu.

AHani3zytouu 3MiHM Ha 15-My Micsui Bi nmodatkoBoro piBHg 32 HFMSE BinnoBigHO 10 BIKY 1
TPUBAJIOCTI 3aXBOPIOBAHHS, BiI3HAYAIOCH OUIbIIIE MOKPALIEHb Y JITEH MOJIOALIOTO BiKy Ta y THX, XTO
OTpPHUMaB JIIKYBaHHSI paHillle yIpoJI0BXK Mepediry 3aXBOpIOBaHHs, BIIOBIIHO.

Pe3ynbraT MopiBHAIBHOT KIIHIYHOI €()eKTUBHOCTI HyCiHEpCEHY 3 (DIKTHBHOIO MPOLEAYPOIO 32
TIEPBUHHUMH T4 BTOPUHHUMH KJIIHIYHUMH TOYKaMH, OIlIHEeH1 Ha 15-1 MicsIis, MpeCcTaBIeHO Y TaOIHIT

1.

Tab6auusa 1. PesynbraTé MOpiBHSIBHOI KIIHIYHOT €(EKTHBHOCTI HYCIHEpCEHY 3a NMEPBHHHUMH Ta
BTOPUHHUMH KJIIHIYHUMH TOUYKaMH

KinneBa Touka I'pyna nycinepceny, | I'pyma xoHTpo.Io, Pizanns
n =84 n =42
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Ipomizkumii anamiz’

Ilepsunna KiHYyesa 4 -1,9 5,9
MoyKa: 3MiHa Big (95% CI 2,9; 5,1) (95% CI -3,8; 0) (95% CI 3,7; 8,1)
MOYaTKOBOTO  PIiBHA Y p<0,001
bamax 3a HFMSE -
3HAYEHHS cepenHix
KBaJpaTiB

®inaabHuii ananiz$
Ilepsunna KiHuesa 39 -1 4.9
moukKa. 3MiHA BiX (95% CI1 3; 4,9) (95% CI-2,5;0,5) (95% CI 3,1, 6,7)

06a30BOro piBHA y Oayiax
3a HFMSE - 3nauenns
CEpEe/IHIX KBaJpaTiB

Bmopunni kinyesi
moukKy.: IITA 31 3MIHOIO
3a HFMSE Ha >3 Gautis,
%

57 %
(95% CI 46; 68)

26 %
(95% CI 12; 40)

30,5 %
(95% CI 12,7; 48,3)

6 (95 % CI 2; 15)

OR (95 % CI)* p<0,001

Hitu, sxi gocsraun  >1 13 2 -

HOBOI MOTOPHOI HaBUYKH 20% 6% 14%

3a BOO3 (95% CI 11; 31) (95% CI 1; 20) (95% CI -7; 34)
p=0,08

3MiHa BIJI IOYaTKOBOIO

piBHS B KLIBKOCTI 0,2 -0,2 0,4

JMOCATHYTHX  OCHOBHHX (95% CI10,1; 0,3) (95% CI1-0,4; 0) (95% C10,2; 0,7)

MOTOPHHMX HaBHUYOK 3a

BOO3 —  3HAYEeHHSI

Cepe/IHIX KBaIpaTiB

3MiHa BIJ ITOYaTKOBOTO

piBHs y Oanax 3a RULM — 4,2 0,5 3,7
3HAYEHHS CepeIHIX (95% CI13,4;5) (95% CI1 -0,6; 1,6) (95% CI12,3;5)
KBaJIpaTiB

Hitwu, K1 JOCSTIIA 1 1 -
3J1aTHOCTI CTOATHU 2% 3% -1%
CaMOCTIIHO (95% CI1 0; 8) (95% CI 0; 15) (95% CI -22; 19)
Hitw, SIK1 JTOCSITITN 1 0 -
30aTHOCTI  XOOUTH 3 2% 0% 2%

1 ITPUMKOIO

(95% CI1 0; 8)

(95% CI 0; 10)

(95% CI -19; 22)

"TIpomikHUi aHAIT3 MEPBUHHOT KiHIIEBOI TOUKH OyB IIPOBEIEHMI, KOIU BCi MAI[iEHTH MpUiiManu
y4acTh y JOCTIIKEeHHI IOHAWMEHIe 6 MicAIiB 1 moHaiiMeHmie 39 mitel 3akiHuwmm 15-micsdHe
omiHoBaHHA. KibKicTh AiTeH, AKi 3aKiHYMIM 15-MicsyHE OILIHIOBAaHHS cTaHOBWJA 35 oci0 y rpyii
HyciHepceHy Ta 19 y xoHTponbHIN Tpymi (aHri observed data), a KinmbKicTh JiTeHl 13 BBEIEHUMHU
nanuMmu (aHri. imputed data) cranoBumna 49 oci6 y rpyni HyciHepceHy Ta 23 y KOHTPOJIBHIN TpyTi.

YV (inanbHOMY aHanizi 6ynu mpoaHasi3oBaHi HACTYIIHI KiHIIEBi TOUKM 3a JOIIOMOTOI0 METOIY
MHOXHHHOTO BiHOBJICHHs (aHri. multiple-imputation method): 3MiHa Bifg MOYaTKOBOTO PiBHS 3a
HFMSE, BigcoTok aiteil 3i 3miHoro 3HadeHHs 3a HFMSE monalimenmnie na 3 0anu Ta 3MIiHOIO Bif
MMOYaTKOBOTO PiBHsA B Oanax 3a RULM. B iHmni anaiizu OyJu BKIIFOUEHI JIMIIE JITH, SIKi 3aKiHIMAIU 15-
MiCsSIYHE OIliHFOBaHHS (aHrI. observed data). KiabkicThb AiTeH, sSKi 3aKiHUMIU 15-MicCSYHE OLIIHIOBAHHS
cTaHoBWJIa 66 y rpyIi HyciHepceHy Ta 34 y rpyIii KOHTpoutro (aHria. observed data), a KUTbKICTh IiTEH

7
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13 BBenmeHnMMHM naHuMu (aHri. imputed data) cranoBmima 18 oci6 y rpymi HyciHepceHy Ta 8 y
KOHTPOJIBHIH rpyTi.

*(dds ratio — BiJHOIIIEHHS LIAHCIB.

3a BHCHOBKaMH 3asBHUKA MOPIBHAHO 3 (DIKTUBHOIO MPOLEIYPOI0 HYCIHEPCEH CTATUCTUYHO
JIOCTOBIPHO TOKpAIlyBaB PyXxoBy (GYHKIIO y miTed 3 mi3HIM moyatkoM CMA. PyxoBy ¢yHKIIIO
omiaroBanmu 32 HFMSE: cepenns pi3Huils B 3MiHi OaTiB BiJl TOYaTKOBOTO 3HAYCHHS 710 15 micsis 3a
METOJ0M HaliMeHITuX KBajapaTiB ckiana 4,9 6anis (95 % CI 3,1; 6,7, p<0,0000001). binbumii BiicoTOK
JiTeld B TPyIi HYCIHEPCEHY MOPIBHSAHO 3 KOHTPOJBHOIO I'PYMOI0 TOKa3aB 30UIBIICHHS OLIHKH 3a
HFMSE na >3 6ayu Bijx mo4aTKOBOTO piBHS Yepe3 15 MicsIiB micis movyaTky Teparii (BiamosigHo 57 i
26 %, p <0,001). CratucTuyHO 3HAYYIIOI Pi3HMILI y BIACOTKAX MAIIEHTIB, SKI JOCATIN OYAb-SIKOTO
eTany pPO3BUTKY PYXOBHX HaBHYOK 3a kiacudikaiiero BOO3, y rpyni HyciHEpCceHy 1 KOHTPOJIbHIM
rpymi gocsrayto He Oyino (Bixnmosinuo 20 1 6 %). B 000x rpymax BigzHadanu 301IbIICHHS OLIIHKH 32
tectoM RULM nopiBHSIHO 3 TOYaTKOBUMHU Moka3zHukamu (Ha 4,2 10,5 6anu BianoBiaHo). CTaTUCTHYHO
3HAYYIIOl PI3HUIN BIiJICOTKA TMALI€HTIB, SIKI AOCSATIHM 3AATHOCTI CAMOCTIHHO CTOSATH a00 XOIUTH 3
MIATPUMKOI, JOCATHYTO He Oyno. JlocnmipkeHHs NPUIMHUIN JOCTPOKOBO dYepe3 MO3UTHUBHI
pe3yabTaTh MPOMIKHOTO aHaJi3y €(EKTHBHOCTI, TOCATHYBIIN HACTYITHUX KPUTEPIiB: TEpPMiH ydacTti >6
MiC, OIlIHKAa ITOKa3HUKIB Oysa mpoBeaeHa MiHIMyM y 39 mamieHTiB 3a 15-micsuyHUN TEpMiH
CIIOCTEPEIKEHHSL.

Meroposoriyaa sIKicTh BiiOpaHOTO IS aHaNi3y KIIHIYHOTO JOCTIPKeHHS Oyia oIfiHeHa
3asBHUKOM 3a S5-OanpHor0 mkanoro Jadad, siky 3acTOCOBYIOTH AJisi 3BITYBaHHS PO PaHIOMi30BaHi
KOHTPOJIBbOBaHI qociimkenHs. 3aranom nociimkenns CHERISH mano Bucoky METoI0I0TIYHY SKICTb.
3aranpHUM PHU3UK CHCTEMHHX Ta BUMAJKOBHX IOMWIOK OyB HH3BKWH, TOMY pIiBEHb IOBIpH JIO
PE3yNbTaTIB JOCTIIKEHHS € BUCOKHM.

1lio uac nposedenus Oepowcasnoi OMT 3asn6nenozo nikapcvko2o 3acoby YNOBHOBANCEHUM
opeaHom 0y10 npogedeHo sepudikayilo 0auux, npeoCmasieHux ) 00Cbe ma 000aAmMKO80
npoananizosano oocnioxcenuss CHERISH, wo onucane y nyonixkayii Mercuri, et al. 2018.

Kniouosumu xpumepiamu exnrouennsa Oynu cenmemuuno niomeepoxcena CMA i3 nosasoio
CUMPMOMIB NiCAs 6-MICAUHO20 BIKY, A MAKOIC HASABHICMb MAKUX 03HAK Ni0 Yac CKPUHIHRY: BIK 8I0 2 00
12 pokis, 30amHuicms cudimu camocmitiHo, i0CYMHICMb 8 AHAMHE31 30amMHOCMI CAMOCMIUHO X0OUMmu
(6usnauaemoucs Ax 30amuicms xooumu >15 ¢hymis 6e3 cmoponnvoi donomoeu), i 6an 3a HFMSE 6i0o
10 00 54. [lo Kpumepiie suknouenna 8i0OHOCUNU. HAABHICMb CEPUO3HOI KoHmpakmypu (moomo 6y0b-
AKOI KOHmpaxmypu, axa moena nepewkooxcamu oyinyi 3a HFMSE, na oymky docnionuka), o3naxu
MANACKO20 CKONI03Y HA peHmeeHozpaghii (moomo euxpuenenns xpeoma 3 kymom Kooa >40 epadycis),
ouxanibHa HeooCmamuicms (Moomo OMpPUMAHHS [HBA3UBHOI AOO HEIHBA3UBHOI 6eHMUNAYIL Ne2ceHb
npoms2om >6 200uH Ha 000y) abo 6CMAHOBNIEHHS ULLYHKO8020 30HOY 011 3abe3nedenHs a0eK8amHo2o
XapyyeauHs.

Hemoepaghiuni  xapaxmepucmuxu 6KIHOUEHUX NAYIEHMI8 HA NOYAMKOBOMY emani 0OyIuU
NOOIOHUMU Y 2PYNi HYCIHEpCeHy ma KOHMPOJbHIU epyni;, OYIu HeseauKi 6IOMIHHOCMI V iyl (cepeoHitl
gix 4 poxu vs 3 poxu), cmami, paci, mpueanocmi s3axeopiosants (39,3 micayi vs 30,0 micsayis) ma
O0CACHYMUX PYXOBUX NOKAZHUKAX. 3a2anom 4acmka nayieHmis, siKi nPputtmManu y4acmso y 00CIi0HCEHHI
ma O6ynu ikom 00 6 pokis, Oyia OiNbWON0, HIdC YacmKa, wo eKaYana dimeti dimetl 6i0 6 pOKis.
Binvwun 6iocomox dimeil y KOHMPOAbHIU epyni, HidC Y epyni HYCiHepceHy, 00CA2aIU KOau-HehyOb
OCHOBHUX PYX08UX NOKA3HUKIG, GKIIOUANYU 30amHicmb cmoamu camocmitino (13% vs 29%) abo
xooumu 3 niompumkor (24% vs 33%). Cmamucmuuna oyinka pisHuyi y 06a308ux oemozpagiunux
Xapakmepucmuxkax nayicHmis cepeo NOPi6HIOBAHUX ePYN OOCTIOHUKAMU He NPOBOOUNACH, Pe3VIbmami
npoeedenoi makoi OYIHKU YNOBHOBANCEHUM OpP2AHOM C8I04amb Npo BIOCYMHICMb CYMMEBOL
CMamucmuyHoi pisHuyi Midxc epynamu.

Y oanomy oocnioscenni 12 me nycinepceny esoounu inmpamexanvro Ha 1, 29 i 85 Oensv, a
niompumyioyy 003y 6soounu na 274 Oenv. Taxa kpamuicme 66e0eHHs He 8i0N08I0AE KPAMHOCHI
88e0eHHs, WO 3a3HAYeHa 8 THCMPYKYIl 0Nl MeOudyHO20 3ACMOCYBAHHS HYCIHEPCEeHY, 3ameepodiceHa
naxaszom MO3 Yrpainu 6io 11.01.2020 Ned1’, ockinvku 6i0no6iono do incmpykyii inmepeanu misc

7 http://www.drlz.com.ua/
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86edeHHAMU € Kopomuumu: 4 0ozu nacuuenus y 0, 14, 28 ma 63 Oenw, nicin ybo2o ooun pas Ha 4
micayi cio 8600umu NiIOMPUMYBAIbHY 003).

Ha oamy 3pi3zy oanux npomiscrnozo ananisy (31 cepnua 2016 p.) 54 oumunu (43%) npoviwinu 15-
Micsaune oyiHlosanns, i 6ci Oimu manu oyinky 3a HFMSE, ompumany uepes 6 micayie abo nizniwte. 3a
Pe3VIbmamamyy. NPOMINCHO20 aHANI3Y HYCIHEpCeH NpOO0eMOHCMPY8As eqeKmusHicms uwy 3da
epexmuericms QIKMuHoi npoyedypu, 3a peKomMeHoayiclo paou 3 MOHIMOPUHSY OaHUX i Oe3nexu
OQ0CNIOHUKU OOCMPOKOBO NPUNUHUIU 6unpodyeanHs. Bcix oOimei, axi He npoxoounu 15-micsaune
OYIHIOBAHHS, 3ANPOCUIU HA OCMAHHII 8I3UM NOOGIUHO20 CNIN020 Nepiody; niod yac 0ano2o 8izumy 0yno
npoeedeHo 8Ci oyinKu, sKi Oyau 3anianosani oas 15-micaunoi oyinku. Tux nayienmis, saxi 3aeepuiunu
sunpooysannss CHERISH, 3anpocunu e3amu yuacmv y GiOKpUMOM)Y POULUPEHOMY OOCHIOHCEHHI
SHINE (NCT02594124), y skomy 6ci nayieHmu noGUHHI OYiu OMpumMy8amu HyCiHepCeH.

Ha momenm ¢hinanvnozo ananizy scoona oumuna ne 6y1a UKI04eHa 3 BUNpoOysanus. 3a2anom
66 oimeti (79%) y epyni Hycinepceny ma 34 (81%) y xommponwniu epyni 3aeepwiunu 15-micaune
oyintosanus; 26 oimeti 6y10 3any4eHo 00 8i0Kpumozo pozuupernozo oocrioxcenus SHINE. Ha momenm
15-micaunoi oyinku abo izumy, KUl 03HA4A8 KiHeyb NOOBIUHO20 CliN020 nepiody, Vi Oimu npouuLIu
Yyomupu npusHadeni npoyeoypu, 3a UHAMKoOM 1 Oumunu, AKa OMPUMANa Juue mpu 003U HyCiHepceny
00 3a8epuients 6Unpo0y8aHHs.

3a pesynomamamu QinanbHO20 aHANIZY BCMAHOBIEHO 30IIbUEHHS CEPeOHbO20 3HAYEHH: OAi6
3a HFMSE 3 sukopucmannam memooy HauMeHuUxX Keaopamis 8i0 no4amro8o2o pieus 0o 15-20 micays
YV epyni HYCiHepCceHy ma 3HUMNCEHHS V KOHMPObHIU 2pyni (cepeous piZHuYys y 3MIiHI 34 MemoooM
Hatumenwux keaopamis cxknana 4,9 oanu; 95 % CI 3,1-6,7). Cmamucmuuna oyinka He npo8ooOUILdCh,
OOHAK NPO Nepesasicaiody e@eKxmuHicmb HYCIHEpCeHy C8IOHums 008ipuull iHmepean pisHuyi, oe
HUDICHSL MeICA NePesUULyE 3HAUEeHHS 3aKI1A0eH0i einomesu 0ocniodicents (3 i Oinvue 6anis).

Hooamxkoso 3aysasicyemo, wo 3a pe3yiomamom ananizy Yyymiueocmi, a came uwjooo oyiHKu 3da
nepeUHHOIO KiHyegoto moukoio (3mina y oanax sa HFMSE 6io nouamkogozo piens 0o 15 micsays) cepeo
nayienmis, wo npouuwiau 15 micayie cnocmepedxcenns (66 ma 34 nayienmu) i oyinKu OaHUX yCix
nayicumie (84 ma 42 nayienmu)— cmamucmuyHo 3Ha¥ywa pisHUYs NPOOeMOHCMPOBAHA HA KOPUCMb
HyCiHepceny NOPIBHAHO 3 KOHMPOIEM.

YV 0ocnioacenni makoowc npedcmasneno ananiz nepeuHHoOi KAiHiuHOi mouku (3mina y oanax 3a
HFMSE 6i0 nouamkogoeo pieus 0o 15-02o micays) 3a nioepynamu 8i0N08i0HO 00 KiIbKOCMI KONiti 2eHy
SMN2. Jlanuii ananiz 6asysascsa ma OaHux nayicHmis, aki npouwiiu 15-micaune oyiHw8auHs (aHal.
observed data), ma exnrouas 66 nayienmis y epyni nycinepceny ma 34 y epyni KOHmpoaio:

- 2 konii SMN2 (2pyna mycinepceny, n=6; epyna konmpomo, n=3): 3,3 6anu (SD 5,9) vs -2,3 (SD
4,5);

- 3 konii SMN2 (epyna nycinepceny, n=57; epyna koumpono, n=30): 4,1 6anu (SD 4,9) vs -0,3
(SD 4,5);

- 4 konii SMN2 (epyna nycinepceny, n=1; epyna konmponio, n=1): 5,0 6anis vs -10,0 b6anis;

- kinokicmo konit SMN2 nesiooma (epyna mycinepceny, n=2; epyna koumponro, n=0): 2,0 6aiu
(SD 1,4).

3a pesynomamamu aumanizy 6kazaHux nio2pyn nepesaza HyCiHepceHy NOPIGHAHO 3 KOHMPOeM
w000 3minu y oanax 3a HFMSE 6i0 nouamkogoeo piens 00 15-20 micays cnocmepieanacs He3aiedicHo
810 Kinbkocmi koniti ceny SMN2.

Omoxce, 3a pe3yrbmamamu 6a2amoyenmpo8020, pAHOOMI308aH020, NOOBIUHO CiN02o, niayedo-
KOHMpOobosano2o oocuiodxcenns ¢azu 3 (CHERISH) 3a yuacmi 126 nayienmis i3 CMA, ski manu
nposi8 CUMNMOMIB NICA 6-MICAUHO20 BIKY, MAIU 30AMHICMb CUOITMU CAMOCMINHO, alle 8 AHAMHe3i He
manu s0amuocmi camocmitino xooumu (88% nayienmise manu 3 xonii 2eny SMN2) 6yno ecmanosneno,
WO HYCiHepceH NOPIGHAHO 3 KOHMpoaem ((QIiKmueHnow npoyeoyporo) mMag CmamucmuiHo 3HAYYuyy
nepesacy wjo0o 3miHu 3HauenwHs y oanax sza HFMSE 3a memooom Hatmenwiux xeaopamie 6io
nOYamK08020 piHs 00 15 micayie (NpomisicHull ananis - cepeOHs pisHuys y 3mini ckaana 3,9 oanis; 95
% CI 3,7-8,1, p<0,001; gpinanvruii ananiz - cepeowus piznuys y 3mini ckrana 4,9 oanu; 95 % CI 3,1-
6,7). Cmamucmuuno 3HaAYyWa pIi3sHUYs HA KOPUCMb HYCIHEpCeH)y MNOPIGHAHO 3 KOHMPOJLEM
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NPOOEMOHCMPOBAHA | 3a 6I0COMKOM Oimell, AKI Ha 15-My micayi manu 30i1bueHHs 3HaveHb banie 3a
HFMSE wonaiimenue na 3 6anu (57 % npomu 26 %; OR 6, 95 % CI 2; 15, p <0,001).

Biocomox oimeii, saxi docsenu xoua 6 oowiei Ho8oi pyxoeoi nasuuxu 3a BOO3 3uauno ne
BIOPI3HABCS MIJIC SPYNOIO HYCIHEPCeHY ma KOHmponvHow epynoio (20 % i 6 % eionosiono, p=0,08).
OcKinvku 8i0N0BIOHO 00 NPOMOKOJLY OOCTIONHCEHHS Y BUNAOKY CIMAMUYHO HE3HAYYU,020 Pe3YIbmamy 3d
8MOPUHHOIO KIHYeB010 MOUYKOI0 YCi HACMYNHI KiHYe8l MOYKU He 68ANCAMUMYMbCA CMAMUCIUYHO
SHAUYWUMY, MOMY 3a HACMYNHUMU BMOPUHHUMU KIHYEBUMU MOUKAMU CMAMUCMUYHO 3HAYYUOT
PpisHuyi midc epynamu He 0Y10: 3MIHA 8I0 NOYAMKOBO20 PiGHS 8 KLIbKOCMI OO0CASHYMUX OCHOBHUX
momopHux Haeuuok 3a BOO3 (cepedns piznuysa mioe epynamu 0,4, 95% CI 0,2; 0,7); 3mina 6i0
nowamkogoeo pieus y oanax 3a RULM (cepeons piznuys migc epynamu 3,7, 95% CI 2,3, 5); 6iocomok
oimeii, AKI 0ocs2nu 30aMHOCMI CMOSIMU CaMOCMIUHO (cepeons pisHuys mixc epynamu -1%, 95% CI -
22; 19); 6iocomok Oimeti, AKi 00CsA2IU 30AMHOCMI X00UmMu 3 RIOMPUMKOIO (CepeOHs PI3HUYs MidiC
epynamu 2, 95% CI -19; 22).

3a pesynemamamu ananizy niocpyn 3 6paxy8amHsAm kKinekocmi koniu ceny SMNZ2 nepesaca
HYCIHEepCeHy NOPIBHAHO 3 KOHMpoaem wooo 3minu y oanax 3a HFMSE 6i0 nowamxoeoeo pisHs 0o 15-
20 MicAYsi CHOCmepieanach He3aledicHo 6i0 Kinbkocmi koniti ey SMN2.

Ilpomseom 15 micayie 0ocniodicents Hco0eH nayicHm He nomep.

Ynosnosasicenum opeanom 6yn0 npogedero oyinKy memooonociunoi akocmi nyonikayii Mercuri,
et al. 2018 (0ocnioscenns CHERISH) 3a nucmom oyinku 0ocve wo0o nposedents oepicasnoi OMT
(nikapcokux 3acobis) na emani axosoi excnepmusu®. Y oanomy oocnioxcenni sueuaemocsa 4imko
BU3HAYEHe KIIHIYHe NUMAHHS, PO3N00il nayienmie 00 2epyn JAiKY8AHHA € PAHOOMIZ308AHUM,
BUKOPUCMAHO A0eK8AMHUL MemoO po3nodirly ma npuxosysanHs. Iumpamekanvhe 66edeHHs
HyciHepceny ab0 nposeoeHHs QIKMuUeHoi npoyedypu BUKOHYBANOCH CHeYiaNbHO NPUSHAYEHUM
NEPCOHANIOM, AKOMY OY10 8i100MO NPO PO3N0JLN nayienmis 00 miei yu iHWoL epynu, 0OHAK OAMbKU
OUMuUHU Ma OOCNIOHUKU, AKI NPOBOOUNU OYIHKY, 3AIUUATUCL ‘“3aclinieHumu’” wooo po3nooiny Ha
nikyeanus. JIikysanus noOiuHux seuwy abo HaoawmHs niompumyrouoi mepanii 010 0038071€HO
8i0N08IOHO 00 cmanoapmis nikyeanus. Y nyonikayii 3a3naueno, wo demozpaghiuni xapakmepucmuxu

nayicHmie y 2pynax € cnigCmagHuMu, 0OHAK CMamucmuina oyiHka He nposoounacs. Yci yuacnuxu
aHanizy8anucs 6 Mmux epynax, 00 sAKUX BOHU OYIu paHoomizoeawi. Bionosiono oo mnpomokony
00CNIOJCEHHSA, OKPIM NEPBUHHOI KIHYe80i MouKu, GMOPUHHUX KIHYe8UX MOYOK ma KIHYegUux mouox
besnexu, oyinyi nioaA2aIU MAKOHC MPEeMUHHI KiHYesl pe3yibmamu, KiHyesi mouku hapmMaKoKiHemuxu
ma iMyHO2eHHOCmi, OOHaK pe3yivmamu y nyonikayii npedcmaeieHi He 3a 6CiMA GU3HAYEHUMU
NPOMOKONOM OOCHIONHCEHHs KiHyesumu moykamu. Cmamucmudnuil nioxio 00 auanisy pe3yibmamis
0emanbHO ONUCAHULl ma 002pYHMoBaHul, 0OHAK BIOCYMHICMb CMAMUCMUYHOI OYIHKU 3a NeGHUMU
KIHYe8UMU MOYKAMU MOXHCe 0euo 3HUSUMU IHPOPMAMUBHICMb HABEOEHUX Pe3)Ibmamis.

3a pesynbmamamu OYIHKU YNOBHOBANCEHUM OP2AHOM BCMAHOBIEHO, WO OOCTIONCEHHA MAE
NOMIDHY MemoO00N02IYHy AKICMb, 1020 pe3yIbmamu MoxCyms 0ymu 6e3nocepeoHbo 3acmoco8Hi 00
yinvbosoi epynu nayienmis. Pe3ynomamu oyinku memo0ono2iunoi sxkocmi 8iOpPI3HAIMbCA  6i0
Ppe3yIbmamie 3aa6HUKA, Wo Modxce 0ymu no8 sa3aHo 3 BUKOPUCMAHHAM DIZHUX IHCMPYMEHMIE OYiHKU
Memooono2iunoi Akocmi, 8 coto uepey, wikana Jadad, wo oyna sukopucmana y 00cbe, OXONIIOE TUULe
NUMAaHHA WOoO0O PAHOOMI3ayii, 3aCHiNeHHs, 8UOYMMmMs NAYi€EHmie ma He OXONIIE NUMAHHA W00
CMAmMUCMuyH020 aHai3y pe3yibmamie 3a GUSHAYEeHUMU KITHIYHUMU MOYKAMU.

VY 1ocke TakoXk MpescTaBieHo iHdopmaio 3 gocrimkess SHINE (2015, NCT02594124)° ta
NURTURE (2019, NCT02386553).

Hocmimkenns SHINE (2015, NCT02594124) € BigkpuTuM 10AaTKOBUM A0oCTipKeHHSM ¢azu [11
naiieHTiB i3 CMA, ski panime Opanu yyacts y nociimkeHHsx HyciHepceny (ENDEAR, CHERISH,
CS12 1 CS3A). MeTowo nmaHoOro AOCTIKEHHS € OIliHKa Oe3MeKd Ta TEPEHOCHMOCTI, a TaKOX
JIOBFOCTPOKOBOI €(PeKTHUBHOCTI 1HTPATEKaIbHOTO BBEJICHHS HyCiHepceHy y mauieHTiB i3 CMA. [lane
JOCITIJDKEHHS 1€ TPUBAE, pe3yabTaTH He OmyOsikoBaHi. 3aIBHMKOM 3a3HAuY€HO, IO 3a Pe3yJIbTaTH

8https://www.dec.gov.ua/materials/lyst-oczinky-dosye-shhodo-provedennya-derzhavnoyi-oczinky-medychnyh-tehnologij-likarskyh-zasobiv-na-etapi-
fahovoyi-ekspertyzy/?role=uaa
? https:/clinicaltrials.gov/ct2/show/NCT02594124
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MPOMDKHOTO aHalli3y mamieHTiB 3 moyatkoM CMA y Bimi 10 poKy, SIKi MEPEHIUIA 3 JTOCITIIKCHHS
ENDEAR, Big3Ha4a€eThCsl TOJMIMIICHHS PO3BUTKY PYXOBUX QYHKIINA. QOHAK nonyasayis y 6KA3aHOMY
npomidichomy ananizi oocnioxcenns SHINE exnouae pezynomamu ons dimeit iz CMA I muny ma ne
gionogioae nonyaayii, wo euznavena y cxemi PICO 6 docve.

Jocnimxenns NURTURE (2019, NCTO02386553)!° € BigputuM  MiXKHapogHHM
0araToIeHTPOBUM HENOPIBHUIBHUM AociikeHHsM (asu 1I, mo Tpusae. JlocmimKkeHHs TPOBOIMIN 3
METOIO0 OIIIHKM €()EeKTUBHOCTI 1 O€3MEeKH 1HTPATEKAIbHOTO 3aCTOCYBAaHHS HYCIHEPCEHY y IITEH i3
TCeHETUYHO J[IarHOCTOBAHOIO MpecuMnToMaTuaHor0o CMA (n = 25, y 1. 4. 15 oci0 3 ABOMa KOmisiMu
SMN2 (Bucoka BiporigHicTh po3BUTKY CMA I Tuny) i 10 xBopux 3 Tppoma komissmu SMN2 (Bucoka
Biporignicte CMA Il Tumy). Y n1ocke mpeacTaBiaeHo pe3yabTaTH IPOMIKHOTO aHai3y JaHUX MAIi€EHTIB
(mumens 2017 poky), BCl mariieHTH Oy KuBI 1 HEe TOTpeOyBaIu MTY4YHOI BeHTHIIAI1 jJerens (LLIBJT).
IlBoe 3 15 mamientiB 3 nBoma komisMu SMN2 motpebyBanu IIIBJI ympomoBxk >6 rom/mody
Oe3repepBHO MPOTATOM >7 mi0 TiJ 4ac TOCTPUX OOOPOTHHMX peCIipaTOPHHUX 3aXBOproBaHb. OnHE
HEeMOBJIA 3 1BoMa Komisimu SMN2 norpeOysaio HIBJI yripogosx >6 roa/no0y 6e3nepepBHO MPOTATOM
>1 nHs; 22 y9aCHUKH MOTJIM CaMOCTIHHO cuiT; 8 3 13 maiTet Moriu xoautu 6e3 miarpuMku. CepenHs
OLIIHKA 3a IIKaJor IUTs4oi JikapHi Pimanensgii ans BU3HAUYEHHS HEPBOBO-M’S30BHUX PO3JIAMIB Y
HemoBiAT (The Children’s Hospital of Philadelphia Infant Test of Neuromuscular Disorders, CHOP-
INTEND) cknana 58,4 6anu.

11i0 uac eepupixayiiinoco ananizy yYnosHo8adCeHUM opeaHom Oyno 3uauoeno nyouaikayito De
Vivo D.C. et al., 2019", y saxiii npedcmaeneno npomisicHuili ananis 6U4e3a3HAYEHO20 OOCTIONCCHHS
NURTURE cmanom na 29 6epesns 2019 poxky.

11i0 uac ocmannvoco 6izumy meodiana cnocmepedicents cknanra 2,9 poku, Oimu mManu cepeoHiu
ik (Oianaszomn) 34,8 (25,7-45,4) micayis i nepesuwunu oyvikysanuii ik nossu cumnmomie CMA I abo
1l muny; yci 6yau scuei, i Hixmo He nompeby8ag mpaxeocmomii Yu NOCMIUHOI 6eHMUNAYIL 1e2eHb.
Yomupu (16%) yuacnuku 3 o0éoma xonismu SMN2 euxopucmosysanu pecnipamopny RiOMPUMKY
npomszom >6 200UH HA OeHb NPOMA2OM >7 OHI8 NOCNiIb, AKA OY1a po3novama nio 4ac 20CMpux
000pOmMHUX pecnipamopHux 3axeoproéans. Yci 25 yuacnuxie smoenu cudimu 6e3 niompumxu, 23/25
(92%) smoenu xooumu 3 oonomozoio, a 22/25 (88%,) smoanu xooumu camocmitino. ¥ 6ocbmu HeMO8 M
cnocmepieanucs nooiuni eghexmu, AKi O0CTIOHUKU 8BANCATIU, MONCTIUBO, NO8 SA3AHUMU 3 HYCIHEPCEHOM.
3a eucnoskamu asmopie nyonikayii 0aui pe3yibmamu NiOKpecioms 8ANCIUBICIb NPOAKMUBHO20
JUKYB8AHHS HYCIHEpCeHOM 8i0pa3y nicis 6CmanosnenHs ceHemuuno2o diacno3sy CMA y oimeu 0Oe3
CUMNIMOMIG.

Ynoesnoesaoicenuti opean 3asnauae, wo nonynayia oocniodcennss NURTURE € nayiecumu i3
npecumnmomamuynoio CMA ma ne gionosioac nonynayii, wo susnauerna y PICO oocve. Kpim moeo, y
aucmi 8iOnosioi KainiuHux ¢haxieyie Incmumymy negponoeii, ncuxiampii ma Hapkonozii HAMH
Yrpainu 3aznauveno, wo ocnosHumu Kpumepismu gionecents xeopoco 3i CMA oo Il muny € oebrom
3axX680pI06anHA V 8iyi Midic 7 ma 18 micaysmu ma He30amuicms 00CsA2MU MONCIUBOCMI CAMOCMIUHO
xooumu. Kinvxicmo koniii eeny SMN2 a6o 6y0v-sKi iHWi 00CHIONCEHHS He € Kpumepisamu 8iOHeCeHH s
X80poeo 00 suznayenoz2o muny CMA.

OckiJbKH 3as1BJICHUM JTIKapChKHM 3aci0 3aCTOCOBYETHCS 1M1 JIIKYBaHHS OpPaHHOrO (PiAKICHOTO)
3aXBOPIOBaHHS, 3aIBHUKOM OyJI0 TPOBECHO JOJATKOBUH aHalli3 CHCTEMaTHYHUX OTIsAAiB. Jlo JaHOTO
aHaJIi3y yBIMIUIM HACTYIHI My OmiKaIii:

-Wadman R.1, et al., 2020'? “Drug treatment for spinal muscular atrophy types II and III”,
Cochrane Database of Systematic Reviews 2020, 1 John Wiley & Sons, Ltd 1465—1858;

-Wadman R.1., et al., 2019'3 “Drug treatment for spinal muscular atrophy type 1, Cochrane
Database of Systematic Reviews 2019, 12 John Wiley & Sons, Ltd 1465-1858;

-Bartels B., et al., 2019'* “Physical exercise training for type 3 spinal muscular atrophy”,
Cochrane Database of Systematic Reviews 2019, 3, John Wiley & Sons, Ltd 1465—1858.

10 https://clinicaltrials.gov/ct2/show/study/NCT02386553

' https://pubmed.ncbi.nlm.nih.gov/31704158/

12 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD006282.pub5/full
13 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD00628 1.pub5/full
' https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD012120.pub2/full
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Mertoto cucremarnunoro orisiny Wadman R.1., et al., 2020 Oyno OINIHWUTH, YU 3]1aTHE
MeIMKaMEHTO3HE JIIKyBaHHS YIOBUTbHUTH a00 3yNMHUTH nporpecyBanHs 3axBoproBanns CMA 111 11
THUIIIB Ta MPOBECTH OLIHKY Oe3neku Takoi Tepamii. Jlo TaHOT0 CUCTEMaTUYHOTO OIJIsAAy BKJIOYeHO 10
paHJIOMI30BaHUX IUIANe00 KOHTPOJIHLOBAHUX JOCHIKEHb PI3HUX MEIUKaMEHTO3HUX METO/IIB
JIIKYBaHHS IMOPIBHAHO 3 Tu1ane6o0. Pe3ynbraTy moao mopiBHIIBHOT KITIHIYHOT €pEKTUBHOCTI Ta O€3MEeKH
HyciHepceHy Ta (iKTUBHOI mpoueaypu (ruianedo) npencrasieHo 3a nanumu gociipkenas CHERISH
(Mercuri, et al. 2018), mo skoro Oymm BkItoueHi 126 mamieHTiB 31 CMA i3 Mi3HIM ITOYaTKOM.
Pesynbratu gocmimkennss CHERISH Oynu npoananizoBaHi 3aiBHUKOM Ta YIIOBHOBXEHUM OPTaHOM 1
MIpe/ICTaBJICH] BUILE Y BUCHOBKY.

Mertoro cucrematuuHoro orisiny Wadman R.1, et al, 2019 Gyna ouiHka e()eKTUBHOCTI Ta
Oe3reku OyIb-1KOi MEIMKAaMEHTO3HOI Tepamii, Npu3HAa4eHOi MJIS YIOBUIBHEHHS a00 3YNMUHKH
nporpecyBanast CMA 1 tuny. Yrnosnosaosicenuii opean 3aysasxicye, wo nonynayis, saxa 6yna eusHavena
OAHUM CUCTNEMAMUYHUM 02T5100M He 8I0Nn08i0ac NONYIAYii, 6U3HAYEHIl } 00CHE.

Mertoro cucrematuuHoro Bartels B., et. al. 2019 Gyna ouiHka BIDMBY (i3MYHHMX BIpPaB Ha
GbyHKIIOHANBHY MPOAYKTUBHICTH Y maimieHTiB i3 CMA III tumy Ta BusiBieHHs OyIb-sKUX MOOIYHI
eeKTiB. Ynosnosascenuii opean 3a3Havae, wo NONYIAYis ma iHmepeeHYis 0aHO20 CUCTNEMATNUYHO20
0271510y He 8i0n06i0ac U3HAYEHIl NONYIAYIL ma inmepeenyii y 00CHE.

JlonatkoBO B JIOChE TPENCTaBlICHI JaHi PeajibHOI KJIIHIYHOI NMPAKTHKHM 3aCTOCYBaHHS
HyCIHepCceHy IpH JiKyBaHHI naifieHTiB i3 CMA 3a JaHuMH JBOX PETPOCIIEKTUBHUX JOCIHIJKEHb.

OOHOLIEHTPOBE PETPOCIIEKTUBHE OOCepBaIliiiHe MOCIIHKEeHHS, 1110 MPEACTABICHE Y My OJTiKarii
Rodrigo H. et al., 2021'°, mano Ha MeTi OLIHUTU €PEKTUBHICTH HYCIHEPCEHY 3a aHAIi30M MOTOPHOI
¢ynkuii y namienTiB i3 CMA II-1II tuny. Oninka motopHoi ¢yskii mpoBoaunack 32 HFMSE a6o 3a
mkanoro CHOP-INTEND y nartientiB i3 CMA tumy I ta Il mopiBHSHO 3 HETIKOBaHUMU TMaIli€eHTaMU
IpOTIAroM moHaimenme 24 Micsauis. Jlo nanoro gocmimpkenHs O0yno BkirodeHo 41 namient i3 CMA 11
ta Il Tumy. ¥V 30 nauieHTiB, SKi OTpUMYBAaJIH JIIKyBaHHs HyCiHEpcCeHOM (cepeaHiii Bik: 10,6 pokis; 14
13 CMA 1l Tuny), cepeans 3MiHa NOKa3HUKIB BiJ moyaTkoBoro piBHA 3a HFMSE cranosuna +1,47 6anu
(SD 0,4) ta +1,60 6anu (SD 0,6) micns 12 ta 24 MicaiB JiKyBaHHS BiAmoBigHo. Ha mpotuBary msomy,
y KOHTpoJbHIHN rpyni (n = 37) (cepeaniit Bik: 10,2 poky; 20 13 CMA II tuny) cepenHst 3miHa BijJ
nouatkoBoro piBHs 32 HFMSE cknana -1,71 6anu (SD = 0,02) 1 -3,93 6anu (SD 0,55) micna 12 ta 24
MICSALIIB CIIOCTEPEKEHHS BiANOoB1AHO. HaliTsxui namientu (n = 11) nokazanu 3miny +2,37 (SD 1,13) 3a
mkanoro CHOP-INTEND mnicns 12 micauiB crioctepexeHHs. Pe3ynbraTi 1ociKeHHs CB114aTh, 110
HyciHepceH OyB edekTuBHUM y narieHTiB 13 CMA 11 ta 11l Tuny micns 24 micsiiiB ClIOCTEPEKEHHS, ajle
Horo BIJIMB Ha MOTOPHY (QyHKLI0 OyB OinbimnM y nauieHTiB i3 CMA II Tumy. Kpim Toro, naiienTtu 3
MEHIIOK TPHUBAIICTIO 3aXBOPIOBAHHS IOKa3ajld Kpally BIANOBIAb Ha JiKyBaHHA. He3Baxkarounm Ha
(GyHKIIOHABHE TOKpalleHHs abo cTabimizalliio pyXiB, JIKYBaHHS HYCIHEPCEHOM HE 3amoOiriio
IporpecyBaHHIoO ckoiio3y. Uepes te, 1o popmu CMA 3 mi3HIM IOYaTKOM MalOTh OBUIBHY ITPOTPECIIO,
JUISL T ITBEP/IKEHHS cTabinizamii abo 301nbiieHHs (YHKIIOHAIBHOCT] Y TaKUX Malli€HTiB He0OX1THUM
€ TIPOBECHHS JIOCITI/PKEHB 3 JIOBIIUM TIEPi0JIOM CIIOCTEPEKEHHS.

PeTpocreKkTHBHE JOCTIKEHHS, 10 NpeAcTaBiIeHe y nyomikauii Szaboa L. et al., 2020'%, Gyno
MPOBEACHO 3 METOI Yy3arajdbHEHHS [OCBIAYy IIOA0 €(PEKTUBHOCTI, O€3MEeKH Ta TMEePEeHOCHOCTI
HyciHepceHy y mamieHTiB i3 pizHumMu THunamMu CMA (tunum I, II 1 III), sxi moumHamy JiKyBaHHS
HyciHepceHOM B YropiuHi B nepion 3 kBiTHs 2018 p. mo rpyaens 2019 p. Ouinka MOTOpHUX QyHKIIIN
Oyra mpoBe/eHa Ha eTari BKIIOYEHHS, MM Yac 4eTBepToi iH ekuii (63 1eHb JiKyBaHHS) Ta KOXHI 4
MicsIIli mepes HacTymHoro i1 ekmiero. Jlo 31 rpyanst 2019 poky Tepamis HyciHEpceHOM OyJia po3mnovara
y 54 nartienTiB; 21 mamient maB CMA I tuny (cepenne 3nadenss 4,5 + 3,3; miana3zon 1,3-12 pokiB).
ictHaausts namienTiB 13 CMA 1l Tuny 3aBepumnu koHTposbHUN Bi3UT Ha 307-it nens. Cepenns
MOTOpHA NPOJXYKTHBHICTh, BUMipsiHa 3a HFMSE, 3HauHO mokpamiuiacss Ha MOMEHT OTPUMaHHS
YeTBEPTOi 1H €KIIIT, TOKPAIICHHS 3aJMIIANIOCS 3HAYHUM ITiJI Yac YCiX MOJAIBINMX OIIHOK. Y JaHUX

15 Rodrigo H. Mendonc a, Graziela J. Polido, Ciro Matsui Jr., Andre M.S. Silva, Davi I.F. Solla, "Umbertina C. Reed and Edmar Zanoteli*Department
of Neurology, Faculdade de Medicina da Universidade de S “ao Paulo (FMUSP), S ~ao Paulo, Brazilet al.Real-World Data from Nusinersen Treatment
for Patients with Later-Onset Spinal Muscular Atrophy: A Single Center Experience J Neuromuscul Dis . 2021;8(1):101-108. doi: 10.3233/JND-200551
16 Szaboa L., Gergely A., Jakus R., Fogarasi A., Grosz Z., Judit Molnar M., Andor 1., Schulcz O. et al Efficacy of nusinersen in type 1, 2 and 3 spinal
muscular atrophy: Real world data from Hungarian patients Eur J Paediatr Neurol . 2020 Jul; 27: 37-—42. doi: 10.1016/j.¢jpn.2020.05.002
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Talli€eHTIB BU3HAYEHO 30UTbIIeHHs 0aiiB Bix BuxigHoro piBHs 32 HFMSE Ha 7,2 (mianason Bifg -2 1o
17, p <0,001) Ta 36inpmenns 6aniB Big BuxigHoro piBHsA 32 RULM Ha 4,3 (mianazon Big 2 10 9, p =
0,031). Haiwactimumu mnoOiYHMMH edekTamMu OyJid 3arajibHi CHUMITOMHM, IO TIOB’S3aHi 13
MPOBEACHHSAM JTIOMOANBHOT MyHKLIi: TOMOBHHIA Oinb, Oib y crnuHi, OitoBaHHS. 3a pe3ylbTaTaMu
JTAHOTO JTOCJIJDKEHHSI BCTAHOBJICHO, IO Y TE€TEpOTeHHiM momyismii namieHTiB i3 CMA tumy [-11
HYyCIHEpCEeH MoKa3aB NoAi0Hy e(peKTUBHICTh Ta Ma€ TOM caMuii mpodinb 6e3rneku Ta HIepeHOCHOCTI, 10
1y KIiHIYHUX BUNIpoOyBaHHAX. KITIHIYHO Ta CTAaTUCTUYHO 3HAUYYIIE MOKPAIICHHS PyXOBHX HAaBHUYOK
TaKo OyJ10 npojemMoHcTpoBaHo y namienTiB i3 CMA III tTuny 3 HEOJHOPITHUM BIKOBUM PO3IOJILIOM.

Sk 3a3Ha4YeHO y JOChE, aHANII3 3aCTOCYBAaHHS HYCIHEPCEHY B pealbHIM KIHIYHIN IpaKTHIll
HiATBEPIXKYE Horo eeKTUBHICTh Ta O6e3neky B Tepanii xBopux Ha CMA Ttumy Il Ta € mociioBHuM 3
TAaHUMU KJIHIYHOTO JOCIIKEHHS.

IIloxo pe3yJbTaTiB aHAJI3y O0e3leKH 3asiBJIEHOTI0 JiKapCchbKOro 3aco00y HyCiHepCeHy y 10Che
3a OCHOBY TaKOK OYJIO B35ITO pe3yJibTaTH 0araTOlEHTPOBOTO, PaHAOMI30BaHOTO, MOABIHHO CIINOTO,
1a1e00-KOHTPOIbOBaHOTO ociimkeHns ¢asu 3 CHERISH.

VY Tabnuii 2 HaBeneH1 aaHi moa0 modiuyaux peakmii (ITP), sxi BuHukanu y naientis i3 CMA 3
I13HIM [10YAaTKOM Yy I'pyIll HyCIHEPCEHY Ta y TPYIi KOHTPOJIIO.

Ta6auuns 2. [1o614HI peakii, iK1 BUHUKaIM y namieHTiB 13 CMA 3 ni3HIM I0OYaTKOM IIPU 3aCTOCYBaHHI1
HYCIHEpCEHY Ta Y KOHTPOJIbHIN rpyti

P! I'pyna nycinepceny KoHnTpoJabHa rpyna
n = 84 (%) n =42 (%)
byne-sika [1P 78 (93) 42 (100)
1P, sixa mpu3Besa 10 BUXOAY Halli€eHTa 13 0 0
JIOCIIJPKEHHS
Baxxi [TP 4 (5) 3(D)
ITP cepenHboro abo BasKKOIO CTYINEHs 39 (46) 23 (55)
Cepiiosni ITP? 14 (17) 12 (29)
Cepiiozni [IP, ki mnpuszBenum 10 0 0
NPUITUHEHHS JTIKYBaHHS
Bynp-siki [1P 3 HaliBUIIIOIO0 YaCTOTOIO BUHUKHCHHS
JluxomaHka 36 (43) 15 (36)
Tndekuii B 25 (30) 19 (45)
["onoBHUM O11h 24 (29) 3(7)
brroBaHHs 24 (29) 5(12)
bise y ciuHi 21 (25) 0
Kamesp? 21 (25) 912
Hazodapunrit? 20 (24) 15 (36)
CepitosHi [P 3 BUCOKOIO 4ACTOTOIO BUHUKHEHHS
[TueBMOHis” 22 6 (14)
I'pun’ 0 2(5)
PecrniipaTopHHuii ucTpec-CHHAPOM? 2(2) 2(5)
Kanosuii kamiHb 0 2 (5)
Jerinparaitis 0 2 (5)
TP, siKi BUHUKAIOTh 3 YaCTOTOIO Ha >5 % y IpyIi HycCiHepceHy HiXk y KOHTPOIbHill rpymi’
Jluxomanka 36 (43) 15 (36)
["onoBHUM O11h 24 (29) 3(7)
biroBaHHsA 24 (29) 5(12)
bine y criuHi 21 (25) 0
Enicraxic 6 (7) 0
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!Mocnignuku Bu3Ha4anu Baxkkicth ITP sk Jerki, cepeHboi BaxkocTi, Baxki. ITP cepeauboi
BaYKKOCT1 — SIBHILIA, 1[0 MPU3BOIIIN A0 TUCKOM(DOPTY a00 NMPUNMHEHHIO aKTUBHOCTI UM MOPYIICHHIO
nenHoi aktuBHocTi. Cepiioznumu [IP Oynm Taki, 0 MPU3BOAMIMA A0 CMEPTI ab0 PHU3UKY CMEPTI,
rocmiTamizamii 4d TMOJOBXKEHHIO TOCHIiTalli3allii, MoCTiiiHOI abo CTIWKOi 1HBaJIiAHOCTI, BPOHKEHOL
aHoMaJii un faedexty npu HapomkeHHs. [loBimomieHHs po cepito3ni I1P Ta BU3HAYCHHS BasKKOCTI
kokHoro IIP BimokpemstoBanmuch 1 6a3yBanmmch Ha KpuTepisx koxkHoi 3 IIP. SIkmio y marieHTiB
Bi/I3Hauam nekinpka [1P, To moBimomMsuii mpo HalBaXkyi 3 HUX.

23rigHo 3 MeaMYHUM CIOBHHMKOM JUIS peryisTopHoi mismeHocTi (MedDRA), y koxHiil Tpymi
narientiB Bunaaku [1P knacudikyBanu sk Taki, 10 BAHUKAIH 13 4aCTOTOO moHaiMente 20 %.

311i Bunamxu TP MoXyTh GyTH TOB’s13aHi i3 3CTOCYBaHHAM HyCiHEPCEHY.

*TIP, sxi 3a knacudikariero MedDRA BuHHKaH oHaiiMeHIIe y 5 % BUNAJKIB Y KOKHIN TPyIIi.

STIP 3a knacudikamiero MedDRA. Bunaxu migpaxoByBany Tinbku 1 pa3 y KoxkHiil KaTeropii.

JlocmigHUKY 3pOOMIIM BHCHOBOK, IO 3arajioM 4YacToTa BUHUKHEHHS Oynb-skux [IP Oyma
OJIHAKOBOIO y TPyIi HyCiHEpceHy Ta y KOHTpoibHil rpymi (93 % npotu 100 %), Tak camo, sk 1 IIP
cepeHpOro Ta Baxkkoro crymneHiB. Cepitosni [IP y rpymi HycinepceHy BimzHavyanu y 17 % miteid, a 'y
KOHTPOJBHIN rpyni — y 29 %. Hesxi [IP Gynu moB’si3aHi 13 3aXxBOproBaHHsIM 1 He BigoOpaxkanu [1P,
OB s13aHi 13 3aCTOCYBaHHSM JIIKApChbKOTO 3aco0y. BumaakiB Buxony i3 mociimxenHs uepes 1P ne
Oyso. YacToTa BUNaAKIB JIUXOMAaHKH, TOJIOBHOTO 00JIt0, O1F0BaHHS, 000 y CIIHMHI Ta emicTaxicy Oyiia
Ha 5 % BUNIOIO Y TPYII HYCIHEPCEHY MOPIBHIHO 3 KOHTPOJIBHOIO TPYIIoI0. YacToTa BUNIAIKIB OCHOBHHX
1P mpu 3acTocyBaHHI TIOMOAJIbHOT MYHKIII YIPOAOBXK 72 TOA Micis MPOLeypHy, 30KpeMa, TOJIOBHOTO
6omo, Oomio y cnuHi Ta OnroBaHHA Oyna Ha 5 % BUIIOIO y TPYIl HyCiHEpPCEHY. 3arajibHa 4acToTa
BuHUKHEHHs [1P, siki acomiiioBaHi 3 JIFOMOQIBHO MYHKITi€0 (O11b y CIIMHI, TOJOBHUHN Oi1b Y MOMEHT
MYHKI{, OJIFOBaHHS 1 HYJJOTa Y MOMEHT ITyHKIIi1, O1Ib y MOMEHT IpOoLieAypHr) BpoaoBxk 24, 72, 120 ta
168 roa micns mpoueaypu CTaHOBMB BiAMOBiAHO 9, 14, 15 1 15 % y rpymi HyciHepceHy. Y rpymi
KOHTPOJIIO 332 IMMM MOKa3HUKaMU Ta y IUX MpoMiXKKax yacy piBeHb [IP cranoBuB 3 %. Pi3Humi y
1a00paTOPHUX NMOKA3HUKAX BUSBICHO HE OYyI10.

3assBHUKOM Takox Oynu HanaHi [1P, sxi BUHMKaIM Npu 3aCTOCYBaHHI HyCIHEPCEHY Yy MAIllEHTIB
13 CMA 13 mi3HIM IOYaTKOM 13 YacTOTOIO IOHalMeHIIe 5 % y rpymi HyciHepceHy Ta IIOHalMeHIlIe Ha
5 % abo y 2 pa3u yacTille HiK y KOHTPOJIbHIH T'PYTIi 32 JAaHUMHU 1110 OITyOJIIKOBaH1 Ha CalTi 0a3u JaHUX
npodeciiiHoi iHpopMaIii mpo JiKapchki 3aco0u, OTpUMaHOi Oe3mocepeqHbO Bil YMpaBIiHHS 3
CaHITapHOTO HaTJISAY 3a SKICTIO XapyOBUX MPOIYKTIB 1 Jikapchkux 3aco6iB CILIA (U.S. Food and Drug
Administration, FDA)'7, Ta6mums 3.

Ta6auus 3. [1P, sxi BUHUKAJIH 13 YaCTOTOIO IOHaMeHIIe 5 % y IpyMi HyCciHEpCceHy Ta LoHaliMeHIe
Ha 5 % abo y 2 pasu yacTinie HiX y KOHTPOJIbHIHM rpymi y namieHTiB 13 CMA 13 mi3HIM OYaTKOM 3a
mannmu 0a3u qanux FDA

1P I'pyna nycinepceny, n = 84 (%) | Kourpoabha rpyna, n =42 (%)
JluxomaHka 43 36
["onoBHUIA O111b 29 7
biroBanHs 29 12
binb y ciuHi 25 0
Emicraxic 7 0
IMaginas 5 0
3aknagenicts BJIIII 5 2
Ce3oHHa aneprist 5 2

3asBHUKOM TaKOX OyJIO HaJlaHO OHOBITFOBAHMM 3BIT 3 Oe3neku HyciHepceHy (PSUR) 3a 3BiTHUMi
nepion 3 31.05 2021 mo 31.05.2022. JXXoaHux HOBUX pPEKOMEHJAIIN II0J0 MPOQITI0 PUUKY

'7 https://www.drugs.com/pro/spinraza.html


https://www.fda.gov/
https://www.fda.gov/
https://www.drugs.com/pro/spinraza.html

Hycinepcen ons nixysannsi CMA, cnpuuunenoro mymayiero 6 xpomocomi 5q, 0ns nayicumie 3 I munom 3axeopiosanns na CMA, 28.04.2023

HyCIHEpPCEHY He 3aIllpOIIOHOBaHO. 3arajibHa 1H(OopMaIlis mpo KOPUCTh Ta pU3UK, OTPUMaHa MPOTATOM
3BITHOTO MEPiOAY, 3AJUIIAETHCA MO3UTUBHOIO 3 MOMEHTY BUXOJIy IIpenapaTy Ha PHHOK.

Cepen ramy3eBux CTaHIapTiB y cepl OXOpoHU 340poB’s YKpaiHU HYCIHEPCEH He BKIIIOUEHUI
1o 14 Bunycky /lep:xxkaBHoro gopmy.isipa Jikapcbkux 3aco0iB (Hakaz MO3 Ykpainu Big 13.06.2022
Ne 101118),

3a JaHMMHU PeecTPy MeIMKO-TeXHOJIOTIYHMX JOKYMEHTIB 3i cTaHaapTu3amii MeIu4Hol
ponomoru'® BifCyTHI cTaHAapTH Ta KIiHIYHI TPOTOKOIH o0 JikyBaHHs CMA 11 Tumy.

Y Jocke mpeacTaBieHI HACTYMHI MiKHAPOAHI KJIiHiYHI pexkoMeHAamii 1070 BEICHHA
namieHTiB i3 CMA, B SIKMX 3rajly€ThCsl HyCIHEpPCEH.

V ny6nikauisx Mercuri, et al. 2017?° “Diagnosis and management of spinal muscular atrophy:
Part 1: Recommendations for diagnosis, rehabilitation,orthopedic and nutritional care” ta Finkel R., et
al. 2017%" “Diagnosis and management of spinal muscular atrophy: Part 2: Pulmonary and acute care;
medications, supplements and immunizations; other organ systems; and ethics” npencraBieHO
OHOBJIEHHS KOHCEHCYCHHX pekoMeHaauiii MiKHapoaHOro KomiTery 3i cTaHAapTiB MeAWYHOI
ponomoru npu CMA (The International Standard of Care Committee for Spinal Muscular Atrophy),
o 6ynu omy6iikoBani y 200772, JlaHe OHOBIEHHs BKIIOYA€ 9 PO3iTIB: JiarHOCTHKA T4 TEHETHKA;
¢bi3uuHa Tepamis Ta peaOimiTaIlis; OPTONEAMYHUN MAOTISAL, PICT 1 3[0pOB'S KICTOK; JIKyBallbHE
XapuyBaHHS; ITyJIBMOHOJIOTIYHA JIOTIOMOTa; HEBiJKIIaJHA JOMOMOTA B CTAaIlOHApi; YPaKCHHS 1HIIMX
CUCTEM OpraHiB; MEIMKaMEHTO3HE JIIKyBaHHS; €THKA Ta MajxiaTUBHA JOIIOMOra.

HycinepceHn, 1uist skoro 3aBepineHo KiiHigHi qociimpkenns ¢asu I 3a yuacri narmienris i3 CMA
I ta II Tumy, HA MOMEHT (QOPMYIIOBAaHHA KOHCEHCYCHUX pEKOMeHJalid OyB 3aTBepaKEeHUM
VYHpaBaiHHAM 3 CaHITAPHOTO HATJISAY 3a AKICTIO XapyOBHX HPOAYKTIB i Jikapcbkux 3aco0iB CIIA
(FDA) ta €BponeiicbkuM areHTcTBOM 3 Jikapchkux 3aco0iB (EMA) ans nikyBanus CMA Bcix TUTIB.
Xo4a nepiri pe3yabTaTh, PO SKi MOBIIOMIISIOTE TAIIEHTH 1 POAWHH, € Ha[3BUYAHHO MO3UTUBHUMH, 3
OIJIAYy Ha HEOOXIJHICTh IHTPATEKaJIbHOTO BBEACHHS HYCIHEpPCEHY MOTpiOHA HasBHICTH BiAMOBIAHOI
1H(pacTPYKTYpH B JIKYBaJIbHUX 3aKiazax i BBEIEHHS JIIKAPChKOIO 3aCO0y Ta MOHITOPHHTY MiCHs
pOLEeypH.

Takox y nocke npeacrasieHo nyomnikaniro Glascocka, et al., 2018% “Treatment Algorithm for
Infants Diagnosed with Spinal Muscular Atrophy through Newborn Screening” y skiii HagaHO
pexkoMeHanii pobodoi rpynu 15-u excrepTiB 3 BeaeHHS mnamieHTiB 13 CMA momo anroputMmy
nikyBaHHI CMA-NI03UTUBHUX HEMOBIIAT, BUSBIIEHUX 3a IOTIOMOIOI0 CKPUHIHTY HOBOHApOPKEHUX Ha
ocHoBI KiibKocTi komid SMN2. Tunu CMA I Ta Il npencraBisioTh nepeBakHy OUIBLIICTh BUMAIKIB
CMA i cki1aatoTh OCHOBHY YacTHHY THX, XTO Ma€ MO3UTHUBHUI pe3ynbTar ckpuHinry Ha CMA 1 mae
TpH abo MeH1e koniii reny SMN2. Poboua rpyna oJHOT0JIOCHO PEKOMEH/Iy€ HeraiiHe JTKyBaHHS JJis
TaKUX TAII€HTIB ISl JOCATHEHHS MAaKCHUMAaJbHOI BIANOBIAI Ha JIKyBaHHS, IO MiATBEPIXKY€ETHCS
MO3UTUBHUMU PE3yJbTaTaMU, OTPUMAHUMHU y HEMOBIST 0e3 cumnromiB y nociipkeHHi NURTURE
1151 010, y IKMX MporHo3yeThes mposiB CMA 3a kinbKicTio Komid SMN2.

3) naHi MO0 eKOHOMIYHOI JOUIILHOCTI B YACTHHI e()eKTMBHOCTI BUTPAT BUKOPUCTAHHS
JIiKapchbKOro 3aco0y BIANOBIAHO /10 PEKOMEHJAOBAHOI IIKAJM TIPAaHWYHUX 3HAYeHb
iIHKpeMeHTAJbLHOI0 MOKa3HUKA eeKTUBHOCTI BUTPAT B YKpaiHi

Jns owmiHKM e(EeKTHBHOCTI BHUTpAaT HYyCIHEpCEHy OyJi0 BHUKOPUCTAaHO METOAU BUTpPATH-
edexkTuBHICTH (cost-effectiveness) Ta BUTpaTH-KOPHUCTH (cost-utility), B SIKUX OIIHIOBAIHCS 30€pEKeH1
poku xutts (LYS) Ta nomaHi poku >KuUTTs, ckopuroBaHi 3a sikicTio (QALY), siki qojae mamieHTy
3aCTOCYBAaHHS HyCIHEpCEHY.

dapMaKOeKOHOMIYHI pO3paxyHKH 0a3zyroTbCs Ha MOJAETl MapKiBCBKOTO JIQHIIOTA 3 YaCOBUM
ropuzoHToM 50 pokiB. [IpoTsarom mepmmx 15 MicsIiB Moei TPUBATICT UKy CTAaHOBUIIA 3 MiCSII
BIJIMOBIAHO /IO TepMiHiB KiIiHIuHOI omiHkH y nocnimkenni CHERISH (mni 92, 169, 274, 365 1 456), a

'8 https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/
19 https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/

2 https://pubmed.ncbi.nlm.nih.gov/29290580/

2! https://pubmed.ncbi.nlm.nih.gov/29305137/

22 https://pubmed.ncbi.nlm.nih.gov/1776 1659/

2 https://pubmed.ncbi.nlm.nih.gov/29614695/
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HACTYIHI IIUKIN Y M&XaX TOPU30HTY MOJemi TpuBaiu 1 pik. Y momeni Oysi0 3aCTOCOBaHO KOPEKITitO
HaMIBIUKITY, & BATPATH 1 pe3yJIbTaTh OyJIHM JUCKOHTOBaHI 3a CTaBKOIO 3%. B Mo/1eb BKIIFOUEHO MpsiMi
MEJIUYH1, IPsIMi HEMEUYHI Ta HEPSIM1 BUTPATH.

Y KOXHOMY NHMKII TAaI[iEeHTH MOTJHM TMEPEeXOAWTH IO CTaHy 3J0pOB's, IO BimoOpaxkae

MOTIpIIEHHS, O€3 MOJIIMIIICHHS], JIETKE TOJIIMIIESHHS Ta TOMIPHE IMOJIINIIICHHS MOPIBHAHO 3 TOYaTKOBUM
KIIHIYHUM CTAaHOM; JIO CTaHiB, fAKi XapaKTEepU3YIOTh MOXKIUBICTh MAI[lEHTA CTOSTHU/XOAUTU 3
JIOTIOMOT'00; Ta J0 CTaHiB, 1m0 BianosinaroTs CMA tuny III (Hanpukmanm, cTosTu 6€3 JOMOMOTH Ta
X0uTH 0€3 JOTIOMOTH), 1 IO CTaHy CMEPTI.

3asiBHUKA HABEACHO y TAONUIIi 4.

Tabauus 4. Pesynprati papMakoeKOHOMIYHOTO aHANI3y HYCIHEPCEHY 3a JaHUMHU 3asiBHUKA

Eta | Pozain Onuc

n

1 Beryn Oyinrosana mexHono2is: HyCIHEPCEH + Kpalia MiaTpuMyroda Tepartis
Komnapamop: xpaia marpuMyroda Teparis
Mogens nepexoay Mik craHamu MapkoBa Oyio moOynoBano B MS
Excel.

2 Konrexkcr LinsoBa momymsiis: mamieHTH 31 CMA, CIpUYMHEHOI0 MYTAIlIEI0 B

JOCITIIKEHHS xpomocomi 5q, 3 II Tunom 3axBoproBannst Ha CMA.

®apMakOeKOHOMIYHMI aHali3 MPOBEACHO Ui JIOKAIBHUX YMOB
VYkpaiHu 3 MoeIHOT MepCHeKTUBU (TIEPCIEKTUBH JIEPKABHOTO OIOIKETY
1 Iari€HTa, 0 BKIIIOYAE K OFOPKETHI KOIITH, TaK 1 KOIITH ITallicHTa Ha
OIUIaTy BapTOCTI MEAUYHHUX TOCIYr Ta JIKapChKi 3acoOM, a TaKOX
HEMNpsiM1 BUTPATH).

Bionosiono 0o Hacmanosu, gapmaxkoekonomiunuti ananiz mae
NpOBOOUMUCS 3  YDAXYBAHHAM MONCIUBOCMEU MA NOBHOBANCEHD
3aKynieelIbHUKA U000 DIHAHCYBAHHA MEOUYHUX MEXHONI02II ma Nocye
i3 0epa#casHo20 ma micyego2o 01004cemis, a MaKoHC MONCIUBOCHENU
3aK1ady 0Xopouu 300po8 s, AKull 30008'13aHull inancysamu meoudHi
NOCIy2U 30 PAXYHOK KOUIMi6 0epiHcasHo20 ma micyegozo 0100dcemis, a
MaKoxC NayieHmis, 3 ypaxy8aHHAM HAAGHOCMI MEXAHI3MIE CRIGONIAMU
30 MEOU4Hi nOCayeu (CRiIbHA NEPCREKMUBA 0ePAHCABHO20 OI00MCemy ma
nayieumis). Axwo cnieonnama nayieumamu 6i0cymus abo He3HA4HA 8
NOPIBHAHHI 3 BUMPAMAMU O0EPHCABHO20 MaA MICYe8020 0100 cemis,
MOXMCHA ~ CKOPUCMAMUCA Juwe NepPCneKmusol0  0epiacagnoeo ma
Micyegoeco 6100xcemis.

3aznavaemo, wo y Hacmanosi EUnetHTA “Methods for health
economic evaluations” pexomenoyemuvcs npedcmasiiamu eumpamu,
NOHeCeHl [HWUMU CEeKmMOpamu CYCRilbCmed, HANPUKiao, Henpsimi
sumpamu, 0e ye HeobXiOHo, Y AKOCHI 000AmMK06020 ananizy’”’.

YacoBuii TOPU30HT MOJIENIOBAHHS CTaHOBUTH 50 pOKiB 3 OISy Ha
XpOHIYHMI CTaTyC 3aXBOPIOBAHHA, JAUTAYUI BIK TOYATKy XBOpOOU
(cepenHiil Bik pu BCTaHOBJIEHHI AiarHo3y — 18 micsuiB npu CMA 11
TUIY) Ta OYIKYBaHY TPUBAJIICTh XKUTTA nauieHTiB i3 CMA B YkpaiHi.

CraBka IMCKOHTYBAHHS JUIsl BUTPAT Ta Pe3yNbTaTiB - 3%.

Pesynbratn (hapMakoeKOHOMIYHOTO aHaji3y i3 3aCTOCYBaHHSAM Mojelli MapkoBa 3a JaHHUMH

2 EUnetHTA JA2 WP 7 methodological guideline *“Methods for health economic evaluations”, 2015 https:/www.cunethta.eu/wp-
content/uploads/2018/03/Methods_for health_economic_evaluations.pdf
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Jani momo epeKTUBHOCTI Ta Oe3MeKku HYCIHEpCEHY: MOCIiIKECHHS
CHERISH (Mercuri, 2018)% ta Zuluaga-Sanchez, 2019%,

Jlani mono cmeprHocti: Zerres, 19977 (iiMOBipHiCTh BHKMBAHOCTI
nanieHTiB i3 CMA tuny II no 25 poky xutts ckinagana 68,5%).

Jani mo0 kopucHocti: Zuluaga-Sanchez, 2019,

3a pe3ysibTaTaMyu €KOHOMIYHOI OIIIHKH, y MekaX 50-pidHOro 4acoBoro
TOPHU30HTY OYJIO OTPUMAHO PE3yJIbTATH:

1) 0,585 QALY mna kpamoi miaTpumyrodoi Tepamii; ta 5,954
QALY ansa myciHepceHy-+kpalia MmiaTpuMyroda Teparis, 1o 3
JUCKOHTYBaHHSM 3a0e3mnedye noaatkosi 5,37 QALY;

2) 19,3 LYS (36epexeHi poKd KHUTTS) IS Kpamoi MiATpUMyrdoi
tepanii Ta 20,4 LYS (30epexeHi pOKH IKHUTTA) JUIs

HyCiHepceHy+Kpamia  MmiATpUMYyloua  Tepamis, 1o 3

JTMCKOHTYBaHHsIM 3a0e3neuye gogarkoni 1,10 LYS.
3 Po3paxynox Bumpamu na piunuii Kypc nikyéanns Hycinepcenom OJisi nayicHmia 3i
BUTpPAT CMA Il muny, cnpuuunerolo Mymayicto 8 XxpomMocomi 5q, cmanoeiams

5 774 991,67 epu, eumpamu Ha HycinepceH+Kpawa niompumyroya
mepanis cmanosnsimo 5 960 274,88 epn. Bumpamu Ha piunuii Kypc
3acmocy8ants Kpauwjoi niompumyiouoi mepanii cmanognams 164 470,23

2pH.

Kareropii BuTpar, 110 BKIIO4YEHI B MOAECIIb:

® BUTpPATH Ha 3aCTOCYBaHHS JIIKAPCHKOTO 3ac00y (HyCiHEpCEeH);

® BapTICTh JIarHOCTMYHHMX MpPOLERyp, SAKI CYHpPOBODKYIOTH
BCTAHOBJICHHS J[1arHO3Y, IPU3HAYEHHSI 1 MOHITOPUHT Teparii,

® BapTICTh KypCy Tepamii JiKapCbKUM 3aCO00M IPH 3aCTOCYBaHHI
MEIUYHHUX TEXHOJOTI;

® BapTICTh MEAMYHHUX BUPOOIB 1 BUTPATHUX MaTepiaiiB;

® BapTICTh MIATPUMYIOUOI Tepamii Jyis naiieHTiB 13 CMA;

e Bapricth JikyBaHHA [IP 3 ypaxyBaHHsAM HMOBIpHOCTI iX
BUHUKHEHHSI [IPH JIIKYBaHHI;

® BHUTpaTHU Ha OCHOBHI KJIiHIYHI BTPYYaHHS;

® HeMeIWYHI BUTpaTH (XOLyHKH, OaraTopyHKI10HAIbHUN BI30K Ta
(GyHKITIOHATTbHE JIIXKKO, 110 KYMYIOTh OJIHOPa30B0);

® HemnpsMi BUTpaTH (JIep:kaBHa colliajgbHa Joromora ocodam 3
IHBAJIIHICTIO 3 IUTUHCTBA Ta MiTAM 3 iHBamigHicTIO (I rpyma),
70 SIKUX BIMHOCATH MaiieHTiB 3 maiarHozom CMA Il tumy, Ta
36utku BBII uepe3 BTpary poboTH omikyHamu uepe3 norpedy y
norsii 3a xeopumu Ha CMA).

Burtpatn Ha nikyBaHHS CTaHiB OyJM BHUKOPHUCTAaHI 3 JOCTYIHHX
ory0JIiKOBaHUX Tapu(iB:
® PEECTp ONTOBO-BIAMYCKHUX I[iH Ha JIIKAPChKi 3aCO0M CTAaHOM Ha
06.10.2021 p.;

% Mercuri E., Darras B.T., Chiriboga C.A., Day J.W., Campbell C., Connolly A.M., Iannaccone S.T., Kirschner J., Kuntz N.L., Saito K., Shieh P.B.,
Tulinius M., Mazzone E.S., Montes J., Bishop K.M., Yang Q., Foster R., Gheuens S., Bennett C.F., Farwell W., Schneider E., De Vivo D.C. Nusinersen
versus Sham Control in Later-Onset Spinal Muscular Atrophy. N Engl J Med, T. 378, Ne 7, pp. 625-635, Feb 2018.

26 Zuluaga-Sanchez S, Teynor M, Knight C, et al. Cost Effectiveness of Nusinersen in the Treatment of Patients with Infantile-Onset and Later-Onset
Spinal Muscular Atrophy in Sweden. Pharmacoeconomics. 2019;37(6):845-865. doi:10.1007/s40273-019-00769-6

27 Zerres K., Rudnik-Schonebom S., Forrest E., Lusakowska A., Borkowska J., Hausmanowa-Petrusewicz 1. A collaborative study on the natural history
of childhood and juvenile onset proximal spinal muscular atrophy (type II and III SMA): 569 patients. Journal of the Neurological Sciences 146 (1997)
67-72.
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® peecTp ONTOBO-BIANYCKHUX I[iIH Ha BUPOOM MEIUYHOTO
npu3HayeHHs ctaHoM Ha 21.12.2016 p.;

e iiHiyHa JikapHs «Deodanisny;

e ximiHikKa «O0epir» (AKMIO aTbTepHATUBHI I[IHU 3 JEP’KaBHHUX
JiKapeHb OyJiu HEJOCTYITHUMH);

® Mepexa KITHIK «Vivay (K0 albTepPHATHBHI IIHH 3 ISP >KaBHUX
JiKapeHb OyJIu HEJOCTYITHUMH);

e iHIIN JOCTYMHI JaHl 3 BIAKPUTHX JDKEpEN, B T.4. 13 Mepexi
InTepHer.

3asBHUKOM 3a3HAY€HO, II0 BUTPATH HA HYCIHEPCEH PO3paxoBaHO Ha
MiJICTaBl I[IHA HYCIHEpCEHY, sSIka OTPUMaHa 3a pe3yjbTaTaMu TEHIEPY
JlemapTaMeHTy OXOpOHHM 3/I0pOB's BHKOHaBUOro oprany KuiBcbkoi
Micbkoi panu (KuiBcekoi michkoi nepskaBHOI anMiHicTparii) NeUA-
2021-05-24-002704-c 3a maHUMH CUCTEMH CJIICKTPOHHHX 3aKyIiBelb
Prozorro ta sixa cranoBuTh 2 018 421,00 rpH 3a ¢akoH.

3eepmaemo yeaey, wjo y oHosneniu eepcii Excel moodeni, naoauiii y
8ION0GIOb HA 3AYBAdHCEHHA 3a pe3yIbmamamu (Haxoeoi excnepmusu,
suxopucmogyemucs yina 1 887 252,18 epu 3a ¢hnaxon, 6e3 3a3nauenus
Oorcepena oanux. Ilpome ockinbku ye OyIu ocmauHi Oaui HAOAHI
3ASABHUKOM, pe3yibmamu GapmaxoekoHoMiuH020 amanisy
npeocmasieli 3 BUKOPUCMAHHAM OaHOi YiHU, 6i0nosioHo 0o Excel
Mmooeri.

PesynbpTar MonentoBaHHS:

CymapHi BUTpaTH Ha HyCIHEpCEHtKpalla MiATpUMYylouYa Teparlis Ha
TOpPU30HT MozetoBaHHs 50 pokiB 13 TUCKOHTYBaHHSAM 3%: 117 642
347,65 rpH.

CymapHi BUTpaTH Ha Kpally MiATPUMYIOUy TEpamil0 Ha TOPHU30HT
MozenoBanHs 50 pokiB 3 AUCKOHTYBaHHAM 3%: 2 852 787,05 rpH.
Pi3auns Butpat: 114 789 560,60 rpH.

4 Pesynbratu

InkpemenTanbHuil  mokazHuk edekrtuBHocTi BuUTpar ICER g
HyClHepceHy+Kpallla MiATpUMytoua Teparisi y HOpIBHAHHI 13 KpPalloo
HiATPUMYIOUOIO TepaIi€ro:

e 21 382 340,85 rpu/QALY;

e 104193 721,03 rpu/LYS.

AHari3 4yTJIHBOCTI

B nocke 3a3HaueHO, 1110 3asiBHUKOM OyB NpoBeieHni 6araToakTopHUiA
aHaJi3 4yTJIMBOCTI 31 3MiHOIO 3HAa4YEeHb BXiJHUX IapaMmeTpiB, a came:
L[IHa HyciHepceHy, 1iHa anapaty LIIBJI ta notpeba y ioro npuadani
narieHTaMu/poAUHAMHU MMaIi€HTIB, MPUITUHEHHS JTIKyBaHHS
HyCIHEpCEHOM TallieHTaMu B cTaHi "BTpara mi3Hille pO3BHUHYTHX
pyxoBux (yHKuii". BUCHOBKOM 3asBHMKa 3a pe3yJibTaTaMU aHali3y
YYTJIUBOCTI € T€, 10 MPOBEIEHUH aHali3 YyTIMBOCTI BUSBUB CTIHKICTb
(apMaKOEeKOHOMIUYHUX PO3PAXYHKIB 10 3MIHU KIIFOUYOBHUX IapaMeTpiB
MOJIeJl — IIIHM JIIKapchbKoro 3aco0y, amapary LIIBJI 1 vacroTu kynisii
amapary I1IBJI, a TeXHOJIOTisl 3aCTOCYBaHHS HYCIHEPCEHY 3aJIUIIAETHCS
BUTPATHO-C(EKTHUBHOIO TIPH 3MiHI KIIOYOBHUX IMapamMeTpiB MOACHI Y
MeXXaxX BU3HAYEHUX iaa3oHiB.

Hanuii 6ucHo6ox 3as6HUKA, WO 3AA61€HA MEXHONO02IA € GUMPAMHO-
eqeKmusHoI0 He € KOPEeKMHUM, OCKIIbKU SUMPAmu_HA _ 3ds61eHy
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MeOUuuHy MexHoN02il0 € HeepekmusHuMl, Bi0ON0BIOHO 00 WKAIU
pexomenoosanux epanuunux snavenv ICER 6 Yrpaini.

Ilposedenuti ananiz uymausocmi He 8i0nN08I0AE PEKOMEHOOBAHUM
MemOoO0N0TUHUM NIOX0O0AM, MOMY HEMONCIUBO NIOMBEPOUMU BUCHOBOK
3aA6HUKA NPO hakmopu, AKi MAOMeb HAUOIILWUL 6NIUE HA 3HAYEHHS
noxasznuxa ICER.

5 IIpunymenss ta
OOMeXeHHS
aHaIizy
e(heKTUBHOCTI
BUTpAT
3asBHHUKA

1.V nocnimxenni CHERISH cmepTHicTh He Oyina 3asBieHa KiHIEBOIO
TOYKOIO 1 J)KOJICH TMAalli€EHT B Tpynax HyCIHEPCEHY 1 CTaHAApTHOI Teparii
He iomep. Tomy Oymo 3pobiieHe MPUITYIIEHHS, 1110 HYCIHEPCEeH He Oye
BIUIMBATH Ha MOKA3HUKHU BUKUBAHOCTI naIlieHTiB i3 CMA tumy II.

2. OcCKiTbKM KOHCYJIBTALII0 OpTOIeaa MPOBOJATh HA 1-2-My Micsri
MiCJIsl HAPOPKEHHS IUTHUHU 1 KOJIU IUTUHA [TOYUHAE XOUTH, 3aIBHUKOM
OyJ10 3p00JICHO MPHITYIIEHHS, 10 Y MEePIIUK PIiK )KUTTS AJIsl XBOPHUX HA
CMA tuny II koHcynbramii opromena (KOpEKIis ITOCTaBH,
npodiTaKTHKa KOHTPAKTYP, JIKYBaHHS O0JILOBOTO CHHAPOMY) OYIyTh
MPOBOUTHU 3 P/piK.

3. 3agBHHKOM OyJi0 3p00JICHE MPHITYIICHHS, III0 OCHOBHUM METOJIaM
JIOK i macaxxy O6aThKiB OyyTh HAaBYATH CIEIIATICTH BTOPHUHHOI JJAHKH
MEIWYHOI JIOTIOMOTH, a Y IOJAJbIIOMY BIIPaBH Ta Macax OyayTh
MIPOBOAMUTH BIOMa OaThKU JUTHHU.

4. 3 MeTOI0 TIPOBEACHHSI PO3PAXYHKIB OyJI0 3p00JIeHE PUITYIICHHS, 1110
onna [IP 3 BHM3HA4YeHO HWMOBIPHICTIO BUHHUKHE NMpUHAWMHI 1 pa3 y
KOXXHOTO TAIli€HTA.

5. Ockinbku y nociipkenni CHERISH He mocmimkyBaau 3acToCyBaHHS
HIBJI y namienris i3 CMA Ttuny II, Ha ocHoBi nocnimkenns ENDEAR
Oyio 3pobnene mpumytieHHs, mo 22% 1 32% xBopuX TpH JiKyBaHHI
HyCiHepCceHOM ab0 CTaHJapTHOIO Tepami€ro 3a3HaloTh BiAnosiaHo 0,77
ta 1,242 cepiio3Hoi pecmipatopHoi moaii Ha pik. Byno 3poGiene
MPUITYIICHHSI, 1110 JIKyBaHHS TaKUX 3aroCTpeHb OyJie MPOBOJIUTHUCH Y
CTalllOHapl JIKyBaJIbHOIO 3aKjaay 1 JOAATKOBO TNOTpeOyBaTUMe
peHTreHorpadii oprasiB rpyaHOl MOpPOXHUHMU Ta 1HBazuBHOI IIIBJI y
CTaIllOHAPHUX YMOBax.

6. I1ix yac po3paxyHKy HENpsIMUX BUTpAT OyJ10 3po0JeHe MPUITYLIIEHHS,
mo 79% OaTbKiB 3BUIBHATHCS 3 pOOOTH AJS AOIJISAY 3a TUTHHONO. 3a
OILIIHKAMH EKCTEepTiB, OYIKYEThCS IO 3aCTOCYBaHHA HYCIHEPCEHY
JO3BOJIUTh 3HU3UTH PIBEHb HEOOXIAHOCTI TOCTIMHOTO IOTJSAY 3a
JTUTHHOIO NpuHaiiMHI Ha 30%.

7. Ilim dWac TpoBeACHHS aHANI3y 4YYTIWBOCTI Oyno 3poliieHe
MPUIYLICHHs, M0 POAMHOIO0 TallieHTa Oyae NnpuadaHuil HE HOBHIA
anapat HIBJI, a BxuBaHuH, OCKUIBKM B YKpaiHi ICHY€ MpaKTHKa
nepenayvi anaparis [IIBJI 6aTekamu marfi€eHTiB BiJl pOJAUHU JI0 POIUHH,
konu auTrHa 13 CMA nmomepiia abo He moTpedye BUKOPUCTAHHS TaKOTO
amapaty B JOMAIlTHIX YMOBaXx.

8. OOMexeHHSAM IHOTO JOCHIKEHHS € Te, M0 Yy KIHIYHAX
JOCIIJKEHHSAX 3aCTOCYBaHHsS HyciHepceHy Oyna oOMmekeHa BHOipka
TMAaIli€HTIB, 3yMOBJICHA DPIAKICTIO 3aXBOPIOBAHHS, BIJCYTHICTIO JaHUX
JUISE MOJICTTIOBAHHS Ta HAsIBHICTh MPUIYIIEHB, BIACYTHICTIO TPUBAJIOTO
Tepioay CIOCTEPEKEHHS 32 XBOPHUMH, SIKI OTPUMYIOTh HYCIHEPCEH, 1
JOBTOTPUBATINX JaHUX MIOA0 BHXKUBAHOCTI MAI[IEHTIB.

9. byna mpoBeneHa excTpamosisiis naHux ais nokasHuka QALY 3
inmmx kpain (IlIBeris, Kanama), OCKIIbKM TMOKAa3HUKU SKOCTI JKUTTS
TMaI€HTIB B YKpaiHi HEIOCTYITHI Ta HE PO3PaXOBYIOTHCS.
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Otxe, 3a po3paxyHKaMH 3asiBHMKa 3aCTOCYBaHHS HYCIHEpCEHy Ha JOJATOK 10 Kparioi
miATpUMYIO4Oi Tepamii 3abe3neuye poxatkoBi 5,37 QALY ta 1,10 LYS mnopiBHSHO 3 Kparioro
MIITPUMYIOUYOI0 TEpari€ro, a J0JaTKoBl BUTpaTtu cTaHoOBiATH 114 789 560,60 rpa mpotsrom 50-
pIYHOTO 4YacOBOrO TOPH3OHTY. 3TigHO (PapMaKOEKOHOMIYHOI MOJENi 3asBHUKA 3HAYCHHS
iHKpeMeHTalbHOTO moka3Huka edektuBHOCcTi BUTpaT (ICER) mpu 3acTocyBaHHI HYCiHEpCEHY Ha
JOJAaTOK /O Kpamoi miarpuMyroudoi Ttepamii ais jikyBanHd CMA, COpPUYMHEHOIO MYTAali€l0 B
xpoMocowmi 5q, mis namienTiB 3 I Tumom 3axBoproBanus Ha CMA, cranoButh 21 382 340,85 rpH Ha
omuH nonatkoBo HaOyTuit QALY ta 104 193 721,03 rpu Ha oauH noxatkoBo HaOyTuii LY'S.

Bumpamu na ooun oooamxoseo madoymuti QALY € Heeghexmuenumu, OCKiIbKU 3HAYEHHS
noxkasuuxa egpexmusnocmi eumpam ICER nepesuwye 5 BBII na oywy nacenenns (659 720,00 epn)
BIONOBIOHO 00 WKANU peKoMeHOosanux epanuynux 3Hauewv ICER 6 Vkpaini. [nsa po3paxyuky
epanuynux 3uavenv ICER 6yno suxopucmano oani BBII na oyuty nacenenus cmanom wa 2021 pik, wo
onybnixosani [epacagnoro ciysicboro cmamucmuku Yrpainu 6io 11.03.2022°%%,

YnoBHoBa:xkeHMM opranoMm 3 aep:kaBHoi OMT npoBeneHa oniHka eKOHOMIYHOTO PO3AiTy
J0ChE, 32 pe3yJIbTaTaAMU SIKOI BCTAHOBJIEHO (aKTOpPH, IKi MAIOTh BIUIUB HA Pe3yJbTAT aHAII3Y
e(peKTUBHOCTi BUTPAT:

1. 3aznauaemo, wjo 3a6HUKOM Y PAPMAKOEKOHOMIYHY MOOelb GKIIIOUEHO Kame20pilo Henpsamux
sUmMpam, a came - 0epHCABHY COYIANbHY 0ONOMOZY 0COOAM 3 IHBANIOHICMIO 3 OUMUHCIEA MA OIMAM 3
insanionicmio (I epyna), 0o axux sionocsamo nayicumis 3 oiacnozom CMA Il muny, ma empamy BBII
yepes empamy pobomu OniKyHamu uepe3 nompedy y 0oenadi 3a xeopumu Ha CMA, wo, 32i0H0 3
MIHCHAPOOHUMU PEKOMEHOAYIAMU, HeODXIOHO NPeOCMAsamu Y AKOCMi 000aAmK08020 AHAI3Y.

Buxnrouennsn 3 mooeni oapmakoeKxoHoMiyH020 aHanizy YCiX HEnpsamMux eumpam npuseeoe 00
mozo, wo 3uauennsi ICER ne3nauno spocme. Bionogiono 0o wikanu pekomMeHOO08aAHUX PAHUYHUX
snauens ICER 6 Ykpaini sumpamu 3anuwiamoscs Heeghekmusnumu - oinvute 5 BBII na oywy nacenenns
(659 720,00 epm).

2. DapmaxkoekoHoOMIUHY MOOelb NOOYOOBAHO I3 YACOBUM 20PUZOHMOM, WO cmarosums 50 pokis,
npome He 8CI NAyieHMu NPoxoo0sims yepe3 yCci CmaHu 8 Mooeli Ha Kineyb 4acosozo copuzoumy. Taxum
YUHOM, 0OPAHULL YACOBUL 20PU3OHM He 8I0N08I0AE MemOo0002ii NPo8edeH s PapMaKOeKOHOMIYHO20
MOOeN08AaHH S, OCKINbKU, 8i0n08ioH0 0o Hacmanosu, obpana 006xicuna uacogoeo 20pu3oHmy Mae
gionosioamu xapakmepy nepebicy 3aX80pIBAHHA (20CMpuUll Yu XPOHIUHUIL) ma Qikcysamu 3MiHU 8
Cmawi 300po8’si nayicHma npomsa2om 4acy, 00CMamub020 01 OYIHKU MAKUX 3MIH 8 NOBHOM) 00CA3L.
3aznauaemo, wo mpueanicmv Yaco8020 20pU3OHMY MAKONC He OVIA 6paxo8aHd 8 NpoeeoeHOM)
3AAGHUKOM AHANIZ] YYMAUBOCMI, WO He 00380JI€ YCYHYMU HEBU3HAYEHICTb OO0 OAHO20 8XIOH020
napamempy GapmaxkoeKkoHOMIYHOi MOOeii.

3.V maoanini ¢papmaxoexonomiuniti mooeni 6yn0 3acmoco8aHo KOPeKyiro HAniYukaiy O
NOKA3HUKIE 8UMPAmM ma KOPUCHOCMI, 36AHCAIOUU HA MPUBATICMb YUKTY, Wo cmanosums [ pik, i
yacosuii copuzoum 50 poxis. I[lposedenuti ananiz yymausocmi He GION0BIOAE PEKOMEHOOBAHUM
MemoO00NI02TUHUM NIOX0O0AM, OCKINbKU 8pAX08VE NPUCBOEHHS /2 3HauenHs sumpam ma pe3yibmamis
(QALY) nuwe na 365 oens. [Iposedents kopekyii HanisyYukiy 8i0N08IOHO 00 MemoOON02IUHUX NIOX00i8
npuzgede 00 moeo, wo ICER ne3nauno spocme.

4.V nynkmi 7.23 Oocve 6xazano, wo npu nodyoosi Mmooeni ma  BUKOHAHHI
GapmarxoekoHoMiuHO20 ananizy Oyn0 3'sco8anH0, WO KilbKA NApAMempie Maomy iCMomuull 6N1U8 Ha
pesynvmamu 00CniOdceHHs, a came: Yyina Hycinepcemny, yina anapamy LLBJI ma nompeba y tioco
npuobAnHi NAyieHMamu/poouHamu nayicHmie. 3aA6HUKOM OYI0 3a3HAYEHO, WO BUOIp KIHU08UX
napamempie mooeni OOIPYHMOBAHUU pe3yIbmamamy npo8edeHo020 aHalizy eumpam ma 4acmiku
BUBHAYEHUX 8UMPAM 8 3A2AbHIL CIMPYKMYPI 6umpam, 6i0mak, Yina Jikapcbko2o 3acody HyCiHepceH,
sapmicme anapamy LIIBJI 6yau eusHaueHi Kio4o8umMu napamempamu mMooeii. 36epmaecmo yeazy, wo
amaniz yymaueocmi HeoOXiOHO NposoOuUmu OJisi Mux 6XIOHUX Napamempis, 0N AKUX 3HAYEHHS
Hemo4YHOCMI OYIHKU € HAUOIIbWUMU, A MAKOXIC BXIOHUX NApamMempis, wo Mams HAuOIIbWUL 6NIue
Ha pe3ylibmam, ujo He 00MedHCYEMbCs Juule YACMKOK BUHAYEHUX BUMPAM 8 3A2allbHill CMPYKMypi

2 http://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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BUMPAM, A MA€E BKIOUAMU MAKONC OAHI WOOO0 KIIHIUHOI ehekmueHocmi, Oe3neku, Yaco8uti 2Opu3oHm
Mooeni mowo.

3a 0o0amkosum 3anumom YnOBHOBANCEHO20 OpP2aHy He 0)10 NPOoBeOeHO UMOBIPHICHULL aHAI3
YYMAUBOCMI, MOMY HAPA3L HEMONCIUBO NIOMBEPOUMU BUCHOBOK 3AA6HUKA NPO (PAKMOpU, AKi Maromo
HatOinbwul eniue Ha 3navenns noxasiuka ICER.

4) nani mWOA0 pe3yJbTATIB €KOHOMIYHOI JOUUILHOCTI B YACTHHI aHAJi3y BILUIMBY Ha
MOKA3HUKH OI0ZKETY

3assBHUKOM OYyJI0 MPOBEICHO aHAJII3 BIUIMBY Ha MMOKAa3HUKHU OIOKETY HYCIHEPCEHY Ha JOJaTOK
JI0 Kpamoi MiATPUMYIOUOi Teparii MOPIBHSHO 13 Kpaliow MATPUMYIOUOO TEpPari€r Ha ITiICcTaBl
HEJMCKOHTOBAHUX 3MOJICITHOBAHHUX MPSAMUX MEIUYHUX T4 HEMEAMYHUX BUTPAT, a TAKOXK HEMPSIMHUX
BHUTpAT Ha PIK JIKyBaHHS.

st po3paxyHKy KinbkocTi namieHTiB 31 CMA Il Tumy, CipyuYMHEHOI0 MYTAIli€I0 B XPOMOCOMI
5q, 3asBHUKOM OyJ10 3a3HadeHo AaHi 3 peecTpy XbD «Jlitu 31 CMA». 3a 1aHMMU 3asBHUKA, CTAHOM
Ha kBiTeHb 2021 poKy y HbOMYy peecTpi MIiCTHThCA 3amuc mpo 244 mamieHta, 3 Hux 220 ocib i3
niarBeppkeHuM JIHK ananizom: CMA tuny II — 151 oci®.

Ynosnosasicenum opeanom 6yno ecmanoénieHo, wo 0aui y 00Cb€ U000 NONEPeoHboi OYIHKU
nompeodu OXOpOHU 300p08’sL Y 3AA6IEHOMY JIKAPCbKOMY 3aco0i npedcmaeieri He NOCHIO08HO 3
P apmMaxoexoHOMIuHOW0 MOOENI0, OCKLIbKU KIbKICMb NAYIEHMIB, BUKOPUCIAHA OJIsl PO3PAXYHKIE Ols
aHanizy enau8y Ha NOKazHuxu 061dxcemy cmanosums 168 ocib, wo € suuoro. OCKinbKU 3as16HUKOM NiO
yac HAOaHHs 8ION0GIOel HA 3AY8AJICEHHS 34 pe3yIbmamamu nposedenoi ¢axoeoi exkcnepmusu 6yio
onoeneno Excel mooenv, npome ne 6y10 OHOBIEHO 00ChE, OAHI V BUCHOBK)Y NPeOCMABIeHO 8i0N0BIOHO
00 OCMAHHIX OHOBNIEHUX OAHUX, MOOMO 8I0N08IOHO 00 Excel mooeni.

3agBHUKOM BKa3y€TbhCs, IO OCKUIBKK B YMOBaX BiJICYTHOCTI OMIMIHHUX CTaTUCTUYHUX JTAHUX
010 3aXBOPIOBAHOCTI Ta MommpeHocTi B Ykpaini CMA HEMOXJIMBO BH3HAYUTH TEHJICHIIIIO IOJI0
30inpiIeHHs (200 3MEHIICHHS) TaKUX XBOPHUX 32 OCTaHHI pOKH, Oyio 3po0JieHe MPUITYIICHHS, 110
KUTBKICTh TAI[IEHTIB B MEXKax BHU3HAYEHOTO YaCOBOTO TOPM3OHTY aHAJI3y BIUIMBY Ha OIOJKET HE
3MIHHUTBHCS.

Y mabnuyi 5 nasedeno kinvxicmv nayicumie 6e3 ypaxy8aHHs NOKA3ZHUKIE CMEepMHOCHI.
Toka3nuxu cmepmuocmi 6y1uU po3paxo8awi 3as8HUKOM Ni0 Yac moodenioeanus Mapkosa ma epaxoeami
¥V 0AHUX WOO0 8UMpam Ha 8CH0 NONYIAYII0 NAYIEHMIB.

Tabanuns 5. PesynpTaTl aHai3y BIUIMBY Ha MOKAa3HUKHU OIO/KETY NOPIBHIOBAHUX 1HTEPBEHIIIH

Pix 1

Pik 2

Pix 3

Pik 4

Pik 5

KinpkicTh mamicu

TiB

HinpoBa momyssiis
narienTis 31 CMA II
THILY, CIPHYHHEHOIO
MYTaIli€ro B
xpomocomi 5q

168

168

168

168

168

Hirounii cueHapin —
6e3 BTpy4aHHS:
KiBKICTD MAI€HTIB,
SIKi BAKOPHCTOBYIOTh
Kpally miATpUMy0qy
Tepariio

168

168

168

168

168

Mitounii cieHapiit —
0e3 BTpy4JaHHS:
KIJIBKICTB MAII€HTIB,
JUTST IKUX TUTAHYETHCSI
BUKOPUCTOBYBATH
3asBIICHUI
JKapCchbKUH 3acio
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HyCiHEepCeH Ha
JIOJIaTOK 10 Kparoi
MiATPAMYIOYO1
Teparii

HoBwii cuenapiii — 3 0 0 0 0 0
BTPYYaHHSIM:
KiNIBKICTE MAI€HTIB,
SIKI BAKOPHCTOBYIOTh
Kpaiy miATpUMYqy
Tepariio

Hoswii ciienapiif — 3 168 168 168 168 168
BTPYYaHHSIM:

KIJIBKICTD MAIl€HTIB,
JJISL IKUX HHaHyCTbCﬂ
BUKOPHUCTOBYBATHU
3asABICHUMN
JKapCchbKUH 3acio
HyCIHEepCceH Ha
JIOZIATOK JI0 Kpamioi

MiATPIMYIOYOT

Teparil

Butpartu Ha 3asiBJieHy KOTOpTYy Mali€HTiB, FPH

Jirounii cuenapiii — 17 673 035,88 17 673 035,88 17 673 035,88 17 673 035,88 17 673 035,88

BUTPATH y cXeMi
JiKyBaHHSA 0e3

HyciHepceHy, I'PH
HoBnii cuenapiii — 733 615159,33 | 733 615159,33 | 733 615159,33 | 733615 159,33 733 615 159,33
BUTPATH Yy cXeMi

JIKyBaHHS 3
HYCiHepCeHOM, I'PH
e 3 HuxBuTpatuHa | 714 756 699,73 | 714756 699,73 | 714 756 699,73 | 714756 699,73 714 756 699,73
HyCiHepceH, TpH
JonatkoBuii BiumuB | 715942 123,46 | 715942 123,46 | 715942123,46 | 715942 123,46 715942 123,46
Ha OI0KeT, TPH

Bionogiono 0o pexkomenoosanoi wikanu oyinku 6naugy Ha 0100dxcem 6 Ykpaini na niocmasi
OaHUX 0epAHCABHUX 8UMPam Ha Aikapcoki 3acoou y 2021 poyi, ananiz 6nausy Ha NOKA3HuKu 0100xcemy
6 Vkpaini nokasas, wo npu 000a8anHi Hycinepceny 00 Kpawjoi niompumyrudoi mepanii enius Ha
O100%cem 3 nepuioco no n’amuii pik 6yoe eenuxum (norao 100 mam epn) ma y uwomupu pasu
nepesuwygamume peKomeH008ane nopo2ose 3HAYeHHs cmynens Qinancosoi docmynnocmi 8 Yxpaiti,
wo cmanosums 176 man epu. CyKynHi eumpamu nNpoms2oM 4aco8020 20PU3OHMY 5 POKi8 )y cxeMmi
JKY8aHHA 6e3 3aA6]1eH020 NIKapCcbKkoeo 3acoby (“‘ditouuii cyenapin”’) cmanosumumyms 88 365 179,38
2PH, a npu 000aearHi Hycinepceny (“nosuii cyenapiu”) — 3 668 075 796,66 epn. [Jlooamxoei eumpamu
Ha NIKY8AHHS KO2opmu nayienmie cmanosumumyms 715 942 123,46 epn na 1 pik, npu ybomy nepexio
HA 3ACMOCY8AHHS JIIKAPCHbKO20 3AC00y HYCIHepceH nompeOye 000amKo8UX CYKVNHUX eumpam Ha 5
poxig y pozmipi 3 579 710 617,28 zph.

3aznauaemo, wo nio uac npogedeHHs AHANI3Y 6NIUBY HA NOKA3HUKU O100xcemy y cyeHapii
nocmynosozo 5%-2o0 nepexody Ha 000a8amHs HYCiHepceHy 00 Kpawjoi niompumyiouoi mepanii (00
MaxkcumanvHoz2o nokpumms y posmipi 20% na 5 pix) 3a16Huxom 6y10 HEKOPEKMHO pPO3PAXOBAHO
BUMPAMU, OCKIIbKU NPU 30i1bUEHHI 8I0COMKY NOKPUMMS 8UMpamu 0/ HOBUX NAYIEHMI8 Maiu 6
O0pIBHI08AMU 3MO0ENbOBAHUM BUMPAMAM HA Nepuiull PiK, a He cepeOHiM 3M00elb08AHUM BUMPAMAaM
Ha 00uH piK. 36axcaroyu Ha MemoOOI02IYHO HEKOPEKMHI PO3PAXYHKU, d MAKOHC me, Wo OaHULl HOBUI
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cyenapiti He nepedbauac nokpummsa 100% nayicumis 3aa61eHON0 IHMEPBEHYIIO NPOMALOM
n'SMupiuH020 Yaco8020 20PU30HMY, OAHUL CYeHapill He 08 NPeOCMAasIeHUll Y BUCHOBKY.

YnoBHOBaxkeHUM OpPraHom 3 aep:xkaBHoi OMT npoBeneHa OliHKa eKOHOMIYHOIO PO3AiLTYy
J0Ch€E, 32 pe3yJIbTATAMM SIKOI BCTAHOBJIEHO (paKkTOpH, AKi MAIOTh BIJIMB HA Pe3yJbTAT aHAJI3Y
BILIMBY Ha MOKA3HUKH OKO/KETY:

1. ¥V nposedenomy ananizi 6n1ugy Ha NOKA3HUKU OI00HCemy npeocmagiero i po3paxo8aHo, wo
BUMPAMU HA KONHCEH PIK NPOSHO3YBAHHS OOPIBHIOBAMUMYMb CEPEOHIM 3MO0eNbOBAHUM BUMPAMAM HA
PIK Ha 00HO20 nayieHma. 36epmaemo y6azy, wo maxkuti nioxio € HeKOPEeKMHUM, OCKLIbKYU BUMPAMU Y
nepuiutl pik Npo2HO3Y8AHHSA MAOMb OOPIGHIOBAMU 3MOO0EIbOSAHUM BUMPAMAM ulle Ha nepuuil pix,
NOMHONACEHUM HA PO3PAX0BAHY KO20pMY 075l nepuio2o poky. Ha opyauii pix npocno3zyeanns eumpamu
Ha Ko2opmy O0PIGHI0OBAMUMYMb 3MOO0EIbOBAHUM GUMPAMAM HA NepuLull piK, NOMHONCEHUM HA HOBUX
nayienmis, wo po3nodanu aiKy8aHHs y OpYy2OMYy poyi, NI0C SUMpAmMu HA KO20pmy HAYIEHMI8 i3
nepuLo2o poKy, AKi nPOO0BIHCYIOMb NIKYBAHHSA Y OPY2OMY POUL, WO OOPIBHIOBAMUMYMb 3MO0ETb08AHUM
gumpamam Ha Opy2uti pik, NOMHONCEHUM HA PO3PAXO8AHY KO20PMY i3 NEpuio20 pokKy, i max oani Ha
KOJICeH PiK NPO2HO3)8AHHS.

2. B ananiz naugy Ha NOKA3HUKU 0100cemy 3asA6HUKOM OVII0 BKIIOYEHO HeNnpsaMi BUMpamu, wo
€ MemoOoN02IUHO HEKOPEKMHUM NIOX000M BIONOBIOHO 00 MINCHAPOOHUX NIOX00i8 00 NPOBEOeHHs.
aHanizy 6nauey Ha MNOKA3HUKU 0100dcemy, 30Kpema Mmemooonozii Mixchapoonoeo mosapucmea
apmaroexonomiunux Oocnioxcens ISPORY. YV pazi euxmiouenns uenpsamux eumpam 3a YMOGU
BUKOPUCMAHHS NIOX00Y 00 PO3PAXYHKIG, w0 0Y68 SUKOPUCMAHUL 3AS6HUKOM, 6NJIUE HA NOKA3HUKU
01002i1cemy v cyenapii bes mycinepceny (“Oitouuti cyenapit”’) cmarnosumume 5 597 912,28 epn, a npu
000aB8auHi HyciHepceHy 00 Kpawoi niompumyrouoi mepanii (“‘nHosuti cyenapii”’) cmanogumume 723
620 634,28 2pn, 0o0amkosi eumpamu Ha IKYSAHHSA KO2OpMU NAYIEHMIE HA KOJICEH OKpeMull piK
npoeHo3ysanus 30inbuwamscsa 0o 718 022 722,00 epu, a 0o0amkosi CyKynHi eumpamu Ha 5 poKis
cmanosumumyms 3 590 113 610,00 epmn.

5) naui moa0 kopekTHOCTI iH(opmauii Npo HAABHICTH 200 BiACYTHICTH €eKOHOMIYHHX Ta
KJIIHIYHHUX NIepeBar 3aCTOCYBAHHSA JIKapPCHKOIo0 3ac00y NOPiBHSIHO 3 IHIIUM JIIKapPCHKUM 32€000M
a00 iHII0I0 MeTMYHOIO TEXHOJIOTi€I0 (200 iX BiACYTHOCTI), HA/laHi 3asiIBHUKOM

VY nocwe aHami3 MOPIBHSUIBHOI KIIHIYHOT €PeKTUBHOCTI, O€3MEeKH Ta €eKOHOMIYHOI AOIIIBHOCTI
3asIBJIEHOT O JIIKapChKOTo 3ac00y HyciHepceHy [l JiKyBaHHS nanieHTiB 13 CMA Il Tuny cippunHeHoro
MYTaIllEl0 B XpOMOCOMI 5q HpEACTaBICHO IMOPIBHAHO 31 CTAHAAPTHOIO KpaIIOK HiATPUMYIOYOIO
Tepamniero (1anedo). Bubip ctanaapTHOI Kpalioi MiATPUMYIOUO] Tepamii y sIKOCTI KoMIlapaTtopa Juis
nikyBaHHA nanieHTiB 31 CMA II Tuny y 10Che € IpUHHATHUM Ta KOPEKTHUM.

[ndopmanii npo HasgBHICTh KIIHIYHUX IE€peBar 3acTOCYBaHHS HYCIHEPCEHY IOPIBHSAHO 3i
CTaHJApTHOIO KPaIloko MiATPUMYIOUOIO Teparniero (1uianedo), HaJlaHi 3aIBHUKOM KOPEKTHO.

JaH1 110,10 MOPIBHSUIBHOI KITIHIYHOT €(DEeKTUBHOCTI Ta 6€3MEKH 3asBJICHOTO JIIKAPCHKOTO 3aCO0y
HYyCIHEpCeHY MOPIBHIHO 31 CTAaHAapPTHOIO KPAIO0 MiATPUMYIOUOI0 Teparniero (11amnedo) mpeacTaBiIeHo
Y IOChE 32 pe3yIbTaTaMt €IUMHOTO 0araToOIEHTPOBOTO, PAHI0MI30BaHOTO, TTOABIHHO CITINOTO, TU1are6o0-
KoHTpoJboBaHoro nociimkeHHs ¢asu 3 CHERISH, onucanoro y my6nikauii Mercuri, et al. 2018.
MerToto nocnipkeHHs 0yi10 oliHUTH e(eKTUBHICTh Ta 0e3neKy HyciHepceHy y Aitei 31 CMA 13 mi3HimM
nmouatkoM (aHri. later-onset SMA). lo nocmimkenns CHERISH 6yno BkmtoueHo 126 mariieHTiB i3
CMA, sixi MaJy pOSIB CUMIITOMIB MiCIsl 6-MICSYHOTO BiKY, MaJIM 3[IaTHICTh CUJITH CAMOCTIIHO, aJie B
aHaMHe31 He Malld 3JIaTHOCTI camocTiiiHo xoautu (88% marieHTiB Manmu 3 komii reny SMN2).
HocaimxenHss Oyno CIJIaHOBaHO 3 4-TH)KHEBUM CKPHHIHTOBUM IEpIOIOM, 9-MICSYHMM MEpiooM
JKyBaHHA Ta 6-MICSYHUM NEPi0JIOM MOJJAIBIIONO CIIOCTEPEKEHHS.

BapTto 3ayBakuTu, 110 y JaHOMY AOCHIIKEHH] 12 Mr HyciHepceHy BBOAMIIM IHTPATeKaJIbHO Ha
1,291 85 nenb, a miaATpUMYyIOUy 103y BBOAWIH Ha 274 nenb. Taka KpaTHICTh BBECHHS HE BiJIOBIIAE
KpaTHOCTI BBEJICHHsI, 1[0 3a3HAau€Ha B IHCTPYKIIi JUIsi MEIMYHOTO 3aCTOCYBaHHS HYCIHEpCEHY, IO
3arBepakeHa HakazomM MO3 Vkpainu Big 11.01.2020 No413% ockinpku BiAMOBiAHO 10 THCTpYKIIT

% Sullivan SD, Mauskopf JA, Augustovski F, Jaime Caro J, Lee KM, Minchin M, Orlewska E, Penna P, Rodriguez Barrios JM, Shau WY. Budget impact
analysis-principles of good practice: report of the ISPOR 2012 Budget Impact Analysis Good Practice II Task Force. Value Health. 2014 Jan-Feb;17(1):5-
14. doi: 10.1016/j.jval.2013.08.2291. Epub 2013 Dec 13. PMID: 24438712.

39 http://www.drlz.com.ua/
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IHTEepBaJIN MK BBEJIECHHSAMH € KOpOoTmMMH: 4 no3u HacuieHHs y 0, 14, 28 Ta 63 neHp, micis IbOTro
OJIMH pa3 Ha 4 MiCSIIi CITiJl BBOJUTH MATPUMYBAIBHY J103Y.

3a pe3ybTaTaMu JOCIIKEHHS HYCIHEPCEH MOPIBHSAHO 3 KOHTPOJIeM ((piKTUBHOIO MPOIIETYPOIO)
MaB CTATHCTUYHO 3HAYYIILy [I€peBary mo/10 3MiHU 3HaYeHHA Y 0aax 3a po3MIMPEHOIO0 MIKAI0I0 OL[IHKU
MoTopHux ¢yHKiH Xammepemita (Hammersmith Functional Motor Scale—Expanded, HFMSE) 3a
METOAOM HaMEHIINX KBaJPaTiB BiJl IOYATKOBOTO PiBHA A0 15 MicAliB (MPOMIDKHHIA aHAII3 - CepeHs
pi3HULA Y 3MiHI ckana 5,9 6anis; 95 % CI 3,7-8,1, p<0,001; dinanpHuUil anamiz - cepenHs pi3HULSA y
3miHi ckiana 4,9 6amu; 95 % CI 3,1-6,7). CTatucTiYHO 3HaYyIa Pi3HUIS HA KOPUCTh HYCIHEPCEHY
MOPIBHSHO 3 KOHTPOJEM IPOJEMOHCTPOBAHA 1 3a BIJCOTKOM MiTeH, ski Ha 15-mMy Micsmi manu
30inbpieHHs 3HaueHb 6aniB 3a HFMSE monaiimenme Ha 3 6amu (57 % npotu 26 %; OR 6, 95 % CI 2;
15; p <0,001).

BigcoTtok miteii, ski gocsarim xoda O onHiel HOBOi pyxoBoi HaBuyku 3a BOO3 3Ha4HO He
BIJIPI3HABCSI MIXK TPYIIOI0 HYCIHEPCEHY Ta KOHTPOJbHOWO rpymnoo (20 % 1 6 % Bignosiano, p=0,08).
OCKIJTBbKH BIATIOBITHO IO MPOTOKOTY JOCTIPKEHHS y BUMAJAKY CTATHYHO HE3HAYYIIOTO PE3yJIbTATy 3a
BTOPUHHOIO KIHIIEBOIO TOYKOI YyCi HACTYIHI KIiHIIEBI TOYKM HE BBAXKaTUMYThCS CTATHUCTUYHO
3HAYYIIUMH, TOMY 32 HACTYITHUMH BTOPHHHHMH KIHIICBUMH TOYKAMH CTATUCTHYHO 3HAYYIIOI PI3HUII
MDK I'pyllaMd He OyJio: 3MiHa Bijl TOYATKOBOI'O PiBHS B KIJILKOCTI JOCSITHYTHX OCHOBHMX MOTOPHHUX
HaBu4oK 32 BOO3 (cepenns pizauis Mix rpymnamu 0,4, 95% CI10,2; 0,7); 3MiHa Big TOYaTKOBOTO PiBHS
y 0ajax 3a MOJyJIeM OI[iIHKK MOTOPHOI ()yHKIII1 BEpXHIiX KiHIIIBOK (CEpeIHS PI3HUILI MiXK rpymnamu 3,7,
95% CI 2,3; 5); BIACOTOK HITEH, SIKi JOCSATIIA 3aTHOCTI CTOSITH CAMOCTIHHO (CepeaHs Pi3HUI Mixk
rpynamu -1%, 95% CI -22; 19); BiacoTOK miTeH, SKi JOCATIIM 3JaTHOCTI XOJWUTH 3 IIATPUMKOIO
(cepemus pizHuLA Mixk Tpynamu 2, 95% CI -19; 22).

3a pesyibTaTaMu aHalidy MIArPYyIN 3 BpaxyBaHHSAM KUIbKOCTI Komid reHy SMN2 mepeBara
HyCIHEpCEHY MOPIBHSIHO 3 KOHTPOJIEM 1010 3MiHu y 6anax 3a HFMSE Bin mouaTkoBoro piBHs 110 15-
T'O MICSIIs CIIoCTepiragach HE3aJIEKHO BiJl KUTBKOCTI Komiit reHy SMIN2.

OpHiero 13 BUBHAYEHUX KIHIIEBUX TOYOK Y J10Che 3a cxeMoro PICO € BUXKUBaHICTh Ta CMEPTHICTb.
PesynpTatu 3a maHMMU KIIHIYHUMH TOYKaMHU Yy JOChe€ He mpenacraBieHi. [Iporsrom 15 wmicsiiB
nociixkenas CHERISH >xonen maiieHT He momep.

besneka y gocke mpexacraBieHa 3a nanumu gociimkeHHs CHERISH Tta 3a ganmmum, mio
oIy0JIIKOBaHI Ha caiTi 0a3u AaHux mpodeciitHoi iH(popMallli mpo JIKapchKi 3acO00M, OTPUMaHOI
6e3nocepeIHbO BiJ YIPaBIiHHS 3 CAHITAPHOTO HATTISAY 32 SAKICTIO XapYOBUX MPOAYKTIB 1 IIKAPCHKUX
3aco6iB CIHA (U.S. Food and Drug Administration, FDA). 3aranom yactrota BAHUKHEHHS OyAb-SIKHX
noOIYHUX peakwii Oyja 0JJHAKOBOIO y IpyIi HYCIHEPCEHY Ta y KOHTpousbHii rpymi (93 % npotu 100
%), Tak camo, sIK 1 TOOIYHUX PEaKIlii CEPEeTHHOTO Ta BAXKKOTO CTyMeH1B. YacToTa BUNIAAKIB JIMXOMAHKH,
TOJIOBHOTO 00JTt0, OJFOBaHHS, OOJIO y CMHHI Ta emicTaxicy Oyna Ha 5 % BHUIIO0 Y TPy HyCIHEPCEHY
MOPIBHSIHO 3 KOHTPOJBHOI Trpymnoro. Yacrora moOOGIYHMX peakiliii MOB’S3aHUX 13 JTHOMOATbHOIO
MYHKII€I0 YIIPOAOBXK 72 TOA Micis MPOLEeaAypH, 30KpeMa roJIOBHOT0 60110, 0010 Y CITUHI Ta OJIF0BaHHS
Oyna Ha 5 % BUIIOIO y TPyl HyCciHepceHy. JKo/IeH maiieHT He BUHIIIOB 3 JOCTIHKEHHS Yepe3 mo0iuH1
peaxiiii.

[Tpu mpoBeneHHi (apMaKOEKOHOMIYHOTO aHali3y OyiM B34TI MOKAa3HUKH HIOJ0 MOOIYHUX
peaxIliif, IKi BUHUKAJIHU 13 4aCTOTOIO IOHaiMeHIe 5 % y TpyIli HyciHepceHy Ta LioHaiiMeHie Ha 5 %
a0o0 y 2 pa3u yacTiule HiX y KOHTPOJIbHIN rpymi y namieHTiB 13 CMA 13 mi3HIM OYaTKOM 32 TaHUMU
FDA, 110 € npuifHATHUM B paMKax nposefeHHs nepxkaBHoi OMT nikapcbkoro 3aco0y HycCiHEpCceH 3a
BH3HAYCHUM TTOKa3aHHSIM, OCKIJIBKH JIaH1 IMIOA0 MOOIYHMX peakiii i3 caidty FDA Oymu oTpuMmaHdi i3
nocnimkenus CHERISH.

3asBHUKOM TaKOX OyJI0 HaJaHO OHOBJIIOBaHMH 3BIT 3 Oe3neku Hycinepceny (PSUR). 3aranpHa
iHpopMallis Tpo KOPUCTh Ta PHU3UK, OTPUMaHa MPOTAroM 3BiTHOro mnepiogy 3 31.05 2021 mo
31.05.2022, 3anuiaeTbCsi TO3UTUBHOIO 3 MOMEHTY BUXO/ly IIpenapary Ha pUHOK.

JlomaTkoBO B JOCh€ TpPEACTaBIEHI JdaHI pealbHOI KIIHIYHOI MPAaKTUKUA 3aCTOCYBAaHHS
HyCIHEepCeHY TpH JIiKyBaHHI marieHTiB i3 CMA 3a JaHUMH JBOX PETPOCHEKTHBHUX JTOCHIIKECHb
(Rodrigo H. et al., 2021 ta Szaboa L. et al., 2020). Anamni3 3acTocyBaHHS HYCIHEPCEHY B peasibHii
KJIIHIYHIN MPaKTHIN MiATBEPHKYE Horo egekTuBHICTh (1010 MotopHoi ¢ynkiii 32 HFMSE, CHOP-
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INTEND, RULM) Ta 6e3neky B Tepamii xBopux Ha CMA tumy Il Ta € mocimigoBHUM 3 JaHUMHU
KIIIHIYHOTO JTOCIIiIKSHHSI.

JaHi1 1mo10 monepeHbo1 OIiHKY MOTPEeOH OXOPOHH 370POB’ S Y 3asBJICHOMY JIIKAPCHKOMY 3ac001
MIPEJICTaBJICHI HE MTOCIIJOBHO 3 aHAII30M BILTUBY Ha MOKA3HUKH OIOJKETY.

Pe3synbpTar mpoBeseHOro 3asBHUKOM aHaiily €(GEeKTHBHOCTI BUTpAT CBIAYUTH MPO Te, IO
3aCTOCYBaHHS HYCIHEpCEHY Ma€ JJ0JJaHy KOPHCHICTh, IPOTE € OUIBII BUTPATHUM, IOPIBHAHO 3 KPALIOIO
MIATPUMYIOYOI0 TEpari€ro, M0 € KOPEKTHUM. [HKpeMeHTaJlbHUN MOKa3HUK €(EeKTUBHOCTI BUTpAT
(ICER) nepesuurye 5 BBII Ha nymry HaceneHHs, TOOTO Taki BUTPATH € Hee(EKTUBHUMH BiAMOBIIHO
JI0 TIKaJM peKoMeH1oBaHuX rpanndHux 3HadyeHb ICER B Ykpaini. Onucani y mianyHKTi 3 TyHKTY 3
BucHOBKY (hakTOpu MO>KYyTh MaTH BILUTUB HAa 3HAYEHHS PO3PAXOBAHOTO 3assBHUKOM 1HKPEMEHTAIBLHOTO
nokasHuka edektuBHOCcTi BUTpar (ICER), mpore BuTpaTH 3aymmarbcs HECHEKTUBHUMH Ta
[IepEBUIYBaTUMYTh NIOKa3HUK 5 BBII Ha nymry HaceneHHs.

Ha mizgcraBi po3paxyHKiB, HaJJaHUX 3aSBHUKOM Ta BpPaxOBYHOYH (DaKTOPU OIHCAHI B MIAMYHKTI
4 mynkty 3 BUCHOBKY, YIIOBHOBa)K€HHM OpPraHOM OYJI0 BCTAHOBJICHO, 110 IIOPIYHUHN BITHB Ha OI0/KET
3aKymiBJIl HyCiHEPCEHY OyJie BEJIMKHM BIiJIIOBIIHO 0 PEKOMEHIOBAHOI MKW OI[IHKH BIUIMBY Ha
Oro/KeT B YKpaiHi Ha IMi/ICTaBl JaHUX JIepyKaBHUX BUTPAT Ha JIiIKapchKi 3acobu y 2021 pori Ta y 4oTHpH
pa3u mepeBuIIyBaTHMe MOPOroBe 3HAYCHHS CTyIeHs (PiHAHCOBOT JOCTYIMHOCTI, III0 CTAHOBUTH 176 MITH
rpH. Takox moTpiOHO BpaxyBaTH, 10 PO3MIip HITLOBOT MOIMYJISII] € OJHUM 13 ()aKTOPiB HEBU3HAYEHOCTI
I0JI0 Pe3yJbTaTiB aHami3y BIUIMBY Ha MOKA3HUKHU OMOKETY 4Yepe3 BIACYTHICTh JAHUX MEIUYHOI
CTaTUCTHKH, TOMY KIJIBKICTb MAIli€HTIB, Ki MOTPEOyBAaTUMYTh JIKyBaHHS HYCIHEPCEHOM, OTEHIIIIHO
MO3K€ 3MIHUTHUCH, POTE BIUIMB Ha OIO/KET, BIAMOBIIHO J0 aKTyalli30BaHUX JAHUX PEKOMEHOBAHOI
IIKaJIM OL[IHKY BIUIMBY Ha OIO/DKET B YKpaiHi, 3aJUIIUTHCS BETHKHM.

4. PexoMenaamii o010 BKJWYEHHS1 (BUKJIKYEHHS) JIKAPCbLKOro 3acody a0 (3)
HanionaJibHOr0 nepestiky 0CHOBHUX JIIKAPCHKHUX 3ac00iB Ta (a00) nepeJtikiB, 110 3aKyNOBYOTHCS
3a KOLUTH [ep:KAaBHOI0 OKIKeTy I BUKOHAHHA NMPOrpaM Ta 3/iliCHEHHS] LEeHTPAJIi30BaHUX
3ax01iB 3 OXOPOHM 310pPOB’s, Ta (a00) pexkoMeHaaNil 00 3aCTOCYBAHHSA AJIs1 LiJIell OXOPOHHU
310pOB’sl JIIKApPCHKOro 3aco0y, omjara, 3aKymiBjsi a00 BiAlIKOAYBAHHSI BapTOCTi SAKOIO
30iMICHIOETHCH 3 METOI0 BUKOHAHHS PEerioHaIbHMX WiJbOBUX MPOrpPaM 3 OXOPOHHU 310POB’s, LIO0
NMOBHICTI0O YM 4YacTKOBO (iHAHCYIOTHCSI 32 pPaxXyHOK KOWIITIB MicueBuXx OwaxkeriB, Ta (abo)
pexkoMeHaalii moa0 yKJIageHHsI a00 NMPOAOB:KeHHA Ail (MPoJOHranii) 10roBopiB KepoOBaHOIO
aoctyny Ta (ado) inii pexkomMenaaiii y pa3i HeoOXiZHOCTI yXBajieHHsI pillleHb B CUCTEMi 0XOPOHH
310POB’sl

BignosigHo o nm.2 m.6 Ilopsiaky mpoBeAeHHS IepKaBHOI OLIIHKKA MEIMYHHUX TEXHOJOTIH,
3aTBepKeHOro nocraHoBoro Kabinery MinictpiB Ykpainu Bix 23.12.2020 Ne1300 Oyno mpoBeaeHo
nepxxkaBHy OMT niis mikapcbkoro 3aco0y HYCIHEPCEH, pO3UMH JUTsl 1H'€KITId, 2,4 Mr/mil, y diaakoHi - 12
MT, 110 5 M1 y (h1aKoHi, 3a oKa3aHHIM JuIsd JikyBaHHS CMA, COpUYMHEHOI0 MYTAlli€l0 B XpOMOCOMI
5q, ans narienTis 3 Il Tunmom 3axBoproBanHg Ha CMA 111010 MOXJIMBOCTI BKIFOUEHHS J0 MEPENIKY, 1110
3aKyMOBYETbCS 3a KOIUTH JEP)KaBHOrO OIO/PKeTY Ui BUKOHAHHS NporpaM Ta 3/iiCHEHHS
LIEHTPAJII30BaHUX 3aXO0IB 3 OXOPOHHU 370POB’S, @ TAKOX JJISl 3aKYMIBIII CTPYKTYPHUMH H1APO3ALIaMHU
3 MUTaHb OXOPOHU 370pOB'st 001acHUX Ta KniBChKOT MiCBKOI IepyKaBHUX aJMIHICTpaIliil.

BigmoBigno nmo m. 22 Ilopsaky mnpoBeneHHs epyKaBHOI OINIHKH MEIUYHHX TEXHOJIOTIH,
3aTBepkeHoro noctanoBoro KMY Binx 23.12.2020 Ne 1300, BUCHOBOK YITOBHOBA)XEHOT'O OpraHy Mae
pEeKOMEHIaLIMHUN XapaKTep.

PesynbraT NOpiBHAIBHOT KIIHIYHOT €peKTUBHOCTI Ta O€3MEKH 3asBJIEHOTO JIIKAPCHKOTO 3aC00y
HYCIHEpPCEHY Ta CTaHJApPTHOI Kpamioi mATpuMyrodoi Teparii (1iamneo) mpeacTaBieHa y JIOChE 3a
pe3yibTaTaMi €JMHOro 0araToleHTPOBOrO, PaHIAOMI30BaHOIO, MOJABIMHO ciinmoro, Tuianedo-
KoHTposiboBaHOTO nocmimkenHs (gaszu 3 CHERISH, onucanoro y my6mikamii Mercuri, et al. 2018. J1o
nochimkeHHs Oyno BriroueHo 126 mamienTiB i3 CMA i3 mi3HIM movatkoM (aHri. later-onset SMA),
SKI MaJld TPOSIB CUMIITOMIB MICJIsI 6-MICSYHOTO BiKy, Majd 3JaTHICTh CHIITH CaMOCTIMHO, ajie B
aHaMHe31 He Malld 3JIaTHOCTI camocTiiHOo xoxutu (88% marieHTiB Mamu 3 komii reHy SMN2).
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JocmimxeHnHss OyJi0 CIUIAaHOBAaHO 3 4-TH)KHEBUM CKPHUHIHTOBUM TEPioIoM, 9-MiCSYHUM TIEPio oM
JKyBaHHA Ta 6-MICIYHUM IIEPi0IOM MOJIAIBIIOTO CIIOCTEPEKEHHS.

3a pesynbraramu jgociimkenHs CHERISH BcraHoBieHo, 1o HyciHEpceH IOPIBHSIHO 3
KOHTpOJIEM ((IKTUBHOIO MPOLEAYPOI0) MaB CTATUCTUYHO 3HAUYILy MEpeBary 100 3MiHU 3HAYEHHS
6amie 3a HFMSE 3a Meronom HaliMEHIIMX KBaApaTiB BiJ IMOYATKOBOTO PiBHA A0 15 MicsIiB
(mpoMiKHMIA aHATTI3 - CepeIHS PI3HUILIA Y 3MiH1 ckiana 5,9 6aiis; 95 % CI 3,7-8,1, p<0,001; pinansuuii
aHaJii3 - cepeaHs pi3HULS y 3MiHI ckiiana 4,9 6amnu; 95 % CI 3,1-6,7). CtaTucTHYHO 3HAUYIIA PI3HULS
Ha KOPUCTH HyCIHEPCEHY MOPIBHIHO 3 KOHTPOJIEM IPOJAEMOHCTPOBAHA 1 32 BIICOTKOM JIiTeH, siKi Ha 15-
My Micsiii Maiau 30u1biieHHs 3HaueHb O6aniB 32 HFMSE monaiimenme Ha 3 6amu (57 % npotu 26 %;
OR 6, 95 % CI 2; 15; p <0,001).

Bigcorok niteid, siki mocsarim Xxo4da O ojaHiel HOBOi pyxoBoi HaBuuku 3a BOO3 3Ha4yHO HE
BIJIPI3HABCSI MIXK I'PYTIOI0 HYCiHEpCeHY Ta KOHTPOJIbHOIO rpymnoto (20 % i1 6 % Binnosinno, p=0,08). 3a
HACTYIHUMHU BTOPUHHUMU KiHIIEBUMH TOYKaMHU CTATUCTUYHO 3HAUYIIOI PI3HHULI MIXK FpyamMu He 0yJI0:
3MiHa BiJI TIOYaTKOBOTO DiBHA B KUIBKOCTI JOCATHYTHX OCHOBHHUX MOTOPHHX HaBHYOK 3a BOO3
(cepennst piznus Mixk rpynamu 0,4, 95% CI10,2; 0,7); 3MiHa Big moyaTKoBOro piBHs y 6anax 3a RULM
(cepennst pizHuL Mixk rpymamu 3,7, 95% CI 2,3; 5); BiICOTOK IiTeH, SIKi JOCATIH 3JaTHOCTI CTOSITH
caMoCTiiHO (cepeHsi pi3HHUIS MK Trpynamu -1%, 95% CI -22; 19); BiACOTOK AiTEH, sIKI AOCATIIN
3ATHOCT1 XOAWTH 3 MIATPUMKOIO (CepemHs pisHHUL MiX rpynamu 2, 95% CI -19; 22). IIporsrom 15
MICSIIIIB JTOCIIIJIPKEHHS YKOJICH TAIlIEHT HE ITOMep.

3a pesynpTaTaMy aHaNi3y MArPYyIN 3 BpaxyBaHHSAM KUIBKOCTI Komiid reHy SMN2 mepeBara
HyCIHEpCEeHY MOPIBHSIHO 3 KOHTPOJIeM 1100 3Minu y 6anax 3a HFMSE Bing mouarkoBoro piBHs 10 15-
r'0 MiCSIIs CIOCTEepirajach He3aJeKHO BiJl KUTBKOCTI Kot reHy SMN2.

Pesynpratu anamizy Oe3leKd 3asiBICHOTO JIKAapChKOro 3aco0y MpeAcTaBlieHI 3a aHUMU
nocmimxenHss CHERISH Tta 3a ganmmu, mo omyOusikoBaHi Ha caiiTi 0asu gaHuMx mpodeciiHol
iHpopMaii mpo JiKapchKi 3aco0U, OTpUMaHO1 0e3MocepeIHBO Bl YTIPaBIIiHHS 3 CAaHITAPHOT'O HATJISLY
3a SKICTIO Xap4yoBUX MPoayKTiB 1 jikapchkux 3aco0iB CHIA (U.S. Food and Drug Administration,
FDA). 3aranoM yactora BUHUKHEHHs Oynb-skux IIP Oyna oqHakoBoro y rpymi HyCiHEpCEHy Ta y
KOHTpOobHIN rpymi (93 % npotu 100 %), Tak camo, sk 1 I1P cepennboro ta Baxxkoro cryneHis. Yactora
BUIIAJIKiB TUXOMaHKH, TOJIOBHOTO 00ITt0, OJF0BaHHA, OO0 Y CIIMHI Ta emicTaxicy Oyna Ha 5 % BHILOIO
y Ipyli HyClHEpCeHY MOPIBHAHO 3 KOHTPOJIBHOIO Irpymoro. YacToTa MoOIYHUX peakiiii MoB’si3aHuxX 13
TOMOAIBHOIO ITHKIII€0 YIPOJIOBIK 72 IO MiCIis MPOLelypH, 30KpeMa Ir'oJIOBHOTO 00110, 00JTI0 y CIIHHI
Ta OmoBaHHs Oynia Ha 5 % BHINOIO Yy TpyIl HyciHepceHy. JKoeH nalieHT He BUMIIOB 3 TOCTIIKEHHS
yepe3 nobiyHi peakii. 3a ranumu PSUR (31.05.2021-31.05.2022) 3araneHa iHopMarliis mpo KOPUCTh
Ta PU3HK 3aJUIIAETHCS TIO3UTUBHOIO 3 MOMEHTY BUXOy TIpenapaTy Ha pUHOK.

AHaJti3 3acToCyBaHHs HyCiHepCceHy B peasbHii kiiHiuHii npaktuii (Rodrigo H. et al., 2021 ta
Szaboa L. et al., 2020) migTBepaKye iHoro epeKkTUBHICTH Ta Oe3neky B Tepamii XxBopux Ha CMA tumy
II Ta € mocHigOBHAM 3 JAaHUMU KIIHIYHOTO JOCIIKEHHS.

3a pe3yabTaTaMHM PO3paxyHKIB 3asBHUKA J10/1aBaHHsI HYCIHEPCEHY /10 Kpalloi MiATPUMYIOYOl
Tepamii 3a0e3nedye momatkoBi 5,37 QALY ta 1,10 LYS mopiBHAHO i3 Kpamiow MiATPUMYIOUOIO
tepamiero. CyKynHiI BUTpaTH Ha 3aCTOCYBaHHs 3asBleHOi MeanyHoi TexHouorii (117 642 347,65 rph)
€ OUTBIIIMMU 3a CYKYITHI BUTPAaTH HAa MEIUYHY TEXHOJOTriI0 nmopiBHsAHHS (2 852 787,05 rpH) y 41 pa3
g nanieHTtiB 31 CMA Il tumy, cnpuunHeHor0 MyTaiiero B Xpomocomi 5q. Ilpu monaBanH1
HYyCIHEpCeHy /10 Kpaloi miATPUMYI04O01 Teparlii 10JaTKOBI BUTPATH HA OJHOTO MAalli€HTa CTAHOBIIATH
104 193 721,03 rpu/LYS Ta 21 382 340,85 rpa/QALY. BiamoBigHO 10 IIKaau pEeKOMEHIOBAHUX
rpannuHux 3HaueHb ICER B Ykpaini Taki BUTpaTu € Hee(heKTUBHUMHU, OCKIJIbKY 3HAYCHHS TOKA3HUKIB
edpextuBHOCTI BUTpaT ICER nepeBuiytots nokasnuk 5 BBII na nymy nacenenns (659 720,00 rph).

BpaxoBytoun ¢axropu, onucani B NiAMYHKTI 4 MyHKTY 3 BUCHOBKY, yITOBHOBa)XEHUM OpPraHOM
OyJ10 BCTAaHOBJICHO, 1110 BIUIUB HA OFOJKET MOPIBHSIHO 3 PEKOMEH0OBAHOIO MIKAJIO0 OIIHKH BIUIMBY HA
OrokeT B YKpaiHi Ha MifcTaBl JaHUX JAEp)KaBHUX BUTpAT Ha JKapchbki 3acobu y 2021 B cuenapii
MTOBHOTO TIEpeX0y Oy/ie BETMKUM y KOKEH 13 I'STU POKiB MporHo3yBaHHs (nepesuinryBarume 100 miaH
I'pH) Ta Oyze MepeBUIIYBAaTH 3HAYEHHS MOPOTy CTyIHeHs (piHaHCOBOI JOCTYIMHOCTI, 1110 CTAHOBUTH 176
MJIH TPH, y 4 pa3u y KOXKEH 13 M'ITH POKIB aHATI3y.
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Otxe, 3a pe3ynbTatamu aepxkaBHoi OMT 11010 BKIIFOUSHHS JIIKApCHKOTO 3aC00y HYCiHEPCEH J10
MEPETiKy, II0 3aKYMOBYETHCS 38 KOIITH JIEP>KaBHOTO OIOKETY [ BAKOHAHHS IIPOTPaM Ta 31iCHEHHS
LIEHTPaTI30BaHUX 3aXO0iB 3 OXOPOHH 37I0POB’sI, & TAKOXK JIJIS 3aKYITIBJII CTPYKTYPHUMH IT1APO3IiIaMHu
3 MIUTaHb OXOPOHU 3/10pOB'st 00s1acHUX Ta KHiBCbKOT MiChKOT A€p)KaBHUX aIMiHICTpAIIii 71 JTIKYyBaHHS
namieHTiB 31 CMA Il Tumy, CIpUYMHEHOI MYTAIi€l0 B XpOMOCOMI 5¢, BIAMOBIAHO 10 KpUTEPiiB
BKJIIOYCHHS (BHKJIIOYCHHS) JIIKAPCHKUX 3ac00iB 10 (3) MEepemiKiB, IO 3aKyMOBYIOTHCS 3a KOIITH
JIepKABHOTO OIOKETY /JIsi BUKOHAHHSA MPOrpaM Ta 31HCHEHHs [IEHTPaTi30BaHUX 3aX0/1iB 3 OXOPOHU
310pOB’sI BCTAHOBJICHO:

- HasIBHICTh KOHCEHCYCHUX pexomenaitii (2017 pik) momo BBeaeHHs narieHTiB i3 CMA, B AKuX
oIucaHi pekoMeHjamii moo Qizioreparii Ta peadisiTalii; OPTONEIUYHOTO IOTISILY; JIIKYBAIBHOTO
Xap4yyBaHHS;, MYyJbMOHOJOTIYHOI JOMOMOTH; HEBIAKIAIHOI JOIMOMOTH B CTalllOHapi; BEIEHHS Ta
JKyBaHHS YPa)KEHHsI IHIIUX CUCTEM OPraHiB; MEAMKAMEHTO3HOT'O JIIKyBaHHS; aJiaTUBHOT JOTIOMOT'H.
Ha MomeHT (opmyiroBaHHS KOHCEHCYCHUX PEKOMEHallii HyciHepceH i jikyBaHHsS CMA Bcix
TUMIB 3aTBEPPKEHU YTPaBIiHHAM 3 CaAHITAPHOTO HAIIAAY 3@ SKICTIO XapyOBHUX MPOJYKTIB 1
nikapcpkux 3aco0iB CIIIA (FDA) Ta €BponeiicbkuM areHTCTBOM 3 JTiKapchbkux 3aco0iB (EMA);

- 3a pe3yJIbTaTaM{ aHajli3y MOPIBHSUIbHOI KIIiHIYHOI €(eKTUBHOCTI HYCiHEpPCEH MOPIBHIHO 3
CTaHJIAPTHOIO KPAIIOI MiATPUMYIOUOIO Tepariero (manedo) MaB CTAaTHCTUYHO 3HAYYINy IepeBary
1010 3MiHM 3HA4YEHHs y Oanax 3a pO3MIMPEHOI0 IIKAJO OIIHKK MOTOPHUX (YHKHIH XaMMepcMiTta
(Hammersmith Functional Motor Scale-Expanded, HFMSE) 3a MmeToom HaliMeHIINX KBaJpaTiB Bif
MTOYaTKOBOTO PiBHS A0 15 MicsiB (MpOMDKHUHN aHATI3 - CepeIHs Pi3HUIA Y 3MiHI cKiana 5,9 6aiis; 95
% CI 3,7-8,1, p<0,001; dinanpHuil aHami3 - cepeans pi3HUI y 3MiHI ckiana 4,9 6amu; 95 % CI 3,1-
6,7) Ta 3a BIICOTKOM JiTeH, siKi Ha 15-my wmicsii manu 30uUTkIIeHHS 3Ha4YeHb OamiB 32 HFMSE
mjonaiimentie Ha 3 6anu (57 % mpotu 26 %; OR 6, 95 % CI 2; 15; p <0,001); craTUCTHYHO 3HAUYIIOT
PI3HUII MIXK HYCIHEPCEHOM Ta KOHTPOJIEM ((hiKTUBHOIO IPOIIETyPOr0) HE OyII0 BUSBICHO 32 BiJICOTKOM
JiTe, aKi gocsarnu xoua 6 ogHiel HOBOI pyxoBoi HaBuuku 3a BOO3 (20 % 1 6 % BiamosinHo, p=0,08);
3a 3MIHOIO BiJ] TOYATKOBOT'O PiBHS B KUIBKOCTI JOCATHYTUX OCHOBHHMX MOTOPHHMX HaBMuYOK 3a BOO3
(cepennst piznui Mixk rpynamu 0,4, 95% CI 0,2; 0,7); 3a 3MiHOO BiJ] TOYaTKOBOTO PiBHS y 6anax 3a
MOJ1yJIEM OILIIHKM MOTOPHOI (YHKIIi BEpXHIX KIHLIBOK (cepeaHs pizHMLS Mk rpynamu 3,7, 95% CI
2,3;5); 3a BIICOTKOM JIiTeH, K1 TOCSTIIN 31aTHOCTI CTOSITH CAaMOCTIHHO (CepeiHs PiI3HULIA MiXK TpyraMu
-1%, 95% CI -22; 19) Ta 3a BiAICOTKOM JIITEH, K1 JOCSTIN 31aTHOCTI XOJIUTH 3 MIATPUMKOIO (CepeTHs
pizHuL Mixk rpynamu 2, 95% CI -19; 22); 3a pe3yabTataMu aHasizy OiATPyH 3 BpaxyBaHHIM KiJIbKOCTI
konii reny SMN2 nepeBara HyciHEpCeHY MOPIBHSHO 3 KOHTpOJeM o0 3MiHM y Oanax 3a HFMSE
BiJl TOYATKOBOTO PiBHA 70 15-T0 MicsIs ciocTepiranach He3aleXHO BiJ KITBKOCTI Komiid reHy SMN2;
MpOTITroM 15 MiCSIIIB JOCTIKEHHS KOJIeH TAllIEHT HE TTIOMED;

- 3a pe3yJbTaTaMH aHalli3y MOPIBHAJIbHOI OE3MEeKH HYCIHEpPCEHY Ta CTaHAApPTHOI Kparioi
MIATPUMYI0YOi Teparii (m1anedo0) BCTAHOBJIEHO: YacTOTa BUHUKHEHHS OyJIb-IKMX MOOIYHUX peaKiii
OyJa 0JTHAKOBOIO y TPyl HyCiHEpCeHY Ta y KOHTpomdbHiH rpymi (93 % npotu 100 %), Tak camo, 5K 1
MOOIYHUX peaklliif cepeHHOr0 Ta BAXKKOT'O CTYIEHIB; YaCTOTa BUITA IKI1B JMXOMAHKH, TOJIOBHOTO 00JIIO,
OmoBaHHs, 0OJMI0 y CHUHI Ta emicTaxicy Oyna Ha 5 % BHIOI0 y Ipyni HyCiHEpCEHY MOpPIBHIHO 3
KOHTPOJIBHOIO TPYIIOI0; YACTOTA MOOTYHUX PEAKIIIH IMOB’ A3aHUX 13 JIIOMOAIBHOIO MMYHKITIEIO YIIPOIOBK
72 roj micis mpoleIypH, 30KpeMa rojIoBHOTo 00J1t0, 00110 y cliuHi Ta OroBaHHs Oyia Ha 5 % BUILOIO
y TPYIIi HyCiHEpCEeHY; JKOJIEH MAI[lEHT He BUHIIOB 3 JOCIIPKEHHS Yepe3 MOoO1uH1 peaKIii;

- pe3ynpTaTH aHamizy e(eKTHBHOCTI BHUTpAT IpH JI0JaBaHHI HYCIHEpCEHY 10 Kparioi
MIATPUMYI0YOi Tepamii MOPIBHIHO 13 KPalol0 MIATPUMYIOYOIO0 TEepami€lo CB1I4YaTh, 10 BUTPATH Ha
3afBJICHY MEIMYHY TEXHOJIOTII0 € Hee(EeKTHMBHHMH BIJNOBITHO [0 IIKaJd PEKOMEHJI0BaHUX
rpannyHux 3HaueHb [CER B VkpaiHi, OCKUIbBKM 3Ha4eHHS I1HKPEMEHTAJIbHOIO IOKa3HUKa
epextuBHOCcTi BUTpar ICER (21 382 340,85 rpu/QALY) nepeBuiye nokaszHuk 5 BBII na aymry
HaceneHHs (659 720,00 rpH) y 32 pa3u;

- aHaJIi3 BIUTMBY Ha IMOKA3HUKHU OIOJKETY MOKa3aB, 110 MOPIBHSHO 3 PEKOMEHOBAHOIO HIKAJIOK0
OIIIHKM BIUTMBY Ha OIOJDKET B YKpaiHl Ha IM/ICTaBl TaHUX JIEPKABHUX BUTPAT HA JIIKAPCHKI 3aCO0H Y
2021 poui BIIMB Ha OIOHKET B clieHapii HOBHOTO Mepexony Oy/e BETMKUM y KOXKEH i3 I'STH POKIB
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poruo3yBaHHs (nepesuityBatuMe 100 MitH rpH) Ta Oy/e NepeBUILyBaTH 3HAUYEHHS IOPOTY CTYINEHs
(iHaHCOBOI JOCTYITHOCTI, 110 CTAHOBUTH 176 MJIH I'pH, Y 4 pa3u y KOKEH i3 I'sITH POKIB aHAJi3Y;

- TPIOPUTETHICTh JOCIIPKYBAaHOTO 3aXBOPIOBAHHS (BIAMOBIIHO 10 Hakasy MiHICTepCcTBa
oxoponu 310poB’st Ykpainu Big 07.10.2022 Ne 1832 «IIpo 3aTBep/pyKeHHS NPIOPUTETHUX HAIPSIMIB
pO3BHUTKY cdep oxopoHu 3a0poB's Ha 2023-2025 pokm» iKyBaHHA piAKicHHX (opdhaHHHX)
3aXBOPIOBaHb HE BKJIIOUEHO JI0 MPIOPUTETHUX HANPSAMIB PO3BUTKY cep oxopoHu 310poB’s. CMA Ta
cnopinuaeni curapomu (MKX-10 - G12) Baeceno no “Ilepeniky pinkicHux (opdaHHUX) 3aXBOPIOBaHb,
10 IPU3BOAATH A0 CKOPOUYCHHS TPUBAJIOCTI JKUTTSA XBOPHX a00 1X iHBaNiAM3alii Ta A7 SIKUX ICHYIOTh
BU3HaHI METO/IM JIKYBaHHS ’, 3aTBEPAKEHOr0 Haka3oM MIHICTEpCTBa OXOPOHHU 3/10pOB’s YKpaiHU BiJ
27.10.2014 Ne 778, 3apeectpoBaHoro B MinictepctBi foctumii Ykpainu Bim 13.11.2014 3a Ne
1439/26216);

- emiIeMIONIOTiYHI TOKAa3HMKH WIOAO 3aXBOPIOBAHHS (3a JaHMMHU peecTpy |'pomancekoi
opranizamii “XapkiBcbkuii brnarogiiinuiit ®onn «liTH 31 CIIHAIBHOIO M’ S30BOIO aTpodi€o»” CTaHOM
Ha kBiTeHb 2021 poky MicTUThCs 3anmuc npo 244 mamienra, 3 aux 220 oci6 i3 miareepmpkennm JTHK
a"amizom: CMA tuny I — 24 xBopux, CMA tuny II — 151, CMA Tuny III — 45 oci0; 3a nanumu
KITiHIYHUX (axiBIiB 32 OCTaHHI 5 pOKiB 3axBoproBaHicTh Ha CMA 3pocraia, peecTpallisi BUIaIKiB B
peectpi mana taky quHamiky: 2022 p. - 7 mauienTis, 2021 p. - 17,2020 p. - 40, 2019 p. - 22, 2018 p. -
20);

- 3asiBJIeHa OPIEHTOBHA MOTpeba B JTiKapchbkoMy 3aco0i HyCIHEpCEH BIAMOBIIHO 10 iH(opMarlii 3
nocwe Ha 2023 pik cranoButuMe 168 manienTis 31 CMA 11 Tumy;

- TeHEepPHUYHI JIIKapChKi 3ac00M HA pUHKY Y KpaiHU JUIs JTIKapChbKOTo 3ac00y HyCiHEpCEeH BiACYTHI.

Crin Big3HauUTH, 10 HEOOX1THO BPaxOBYBaTH OCOOIMBOCTI CIIOCO0Y 3aCTOCYBAaHHS 3asIBICHOTO
JKapChKOTO 3ac00y, a caMe 1HTpaTeKaabHE BBEJIEHHS 32 JOIMOMOTOI0 JIOMOANbHOT MyHKIi. 3T1IHO 3
THCTPYKIII€I0 ISl MEIMYHOTO 3aCTOCYBaHHS HyCiHEepCeHy, 3aTBepkeHoi HakazoM MO3 Ykpainu Bifg
11.01.2020 Ne41, mpouenypa aroMOanbHOT MYHKIIT CYTIPOBOIXKY€THCSI PU3UKOM BUHUKHEHHS MOOTYHUX
peakuiil (Hampukiaa, rOJOBHUN Oulb, OUIb y CHHHI, OJIIOBaHHS) Ta MOKE 3YMOBHUTH NOTEHLINHI
CKJIaTHOCTI NPH BBEJIEHHI JIIKapChKOI0o 3aco0y MallieHTaM y paHHIN BIKOBiM KaTeropii Ta narieHram 3i
cKkosio3oM. JInst mosermieHHss BBEAEGHHSI JIIKApChbKOro 3aco0y Moke OyTHM BHUKOPHCTAHO
yIBTPa3BYKOBUIl KOHTpOJIb ab0 1HIII METOAM Bizyauizamii. 3 OrJsiy Ha 3a3HadeHi OCOOIUBOCTI
BBEJICHHSI HyCIHEPCEHY, JUIsl HAJIEXKHOTO MPOBEACHHS JIiIKyBaHHA nauieHTiB 31 CMA Il Tuny notpibna
HasBHICTH BIANOBIAHOI 1HPPACTPYKTYPH B JTIKYBAJIBHUX 3aKJIa/ax JJIs BBEJCHHS JIIKAPCHKOTO 3ac00y
Ta MOHITOPHUHTY MICIIS TPOLEAYPH.

Kniniyai QaxiBui 3a3HadaroTh, IO HE3AJIEKHO BiJl TOro, 4u orpumye mamieHT i3 CMA
€TIOMaTOreHeTUYHE MEAMKAMEHTO3HE JIIKYBaHHS, HaJIeKHA MIATPUMYIOYa Tepamis, M0 BKIIOYAE
KOHTPOJIb CHMIITOMIB 1 NMPO(MITAKTUKY YCKJIQAHEHb DPa30M 13 3a0e3MEeUeHHsIM ICHUXOJIOTIYHOrO M
COIIATBHOTO T00POOYTY, € OCHOBOIO JUIS IOCATHEHHS HAWKPAIIOT MOXKIIMBOI SIKOCT1 JKUTTS.

3ayBaKyeMo, 1110 €Mi1eMi0JIOTIYHI JaHi MalOTh O3HAKy HEBU3HAYEHOCTI, 2 OPIEHTOBHA KiIbKICTh
MAIIEHTIB, SIKI TOTPeOyBaTUMYTh 3aCTOCYBAHHS 3asBJIEHOTO JIIKAPCHKOTO 3aco0y, MOTEHIIIHO MOXKe
3MIHUTHCH.

OT:xe, 3aCTOCYBaHHS HyCIHEPCEHY Ma€ J10/1aHy KIIIHIYHY KOpUCTh Juist naiienTis i3 CMA Il tumy
(SIK 32 JAHUMU KJTIHIYHOTO JOCIIKEHHS, TaK 132 JAHUMHU PeaTbHOI KIIIHIYHOT IPAKTUKH ), OAHAK Hapas3i
BIJICYTHI pPe3yJIbTaTH II0JI0 JIOBIOCTPOKOBOI KIIHIYHOI €(EeKTHUBHOCTI Ta O€3MeKH 3asiBICHOTO
JKapCchKOro 3aco0y, BUTPATH 3a 3asBJICHOIO IIHOK Ha HYCIHEPCEH € Hee()eKTUBHUMU Yy MOPIBHSAHHI 3
KpaIioko MiATPUMYIOYOI0 TEPAIIELO.

BpaxoByroun BuIlE3a3HAYeHE, PEKOMEHIOBAaHO PO3MVISHYTH MOXJIMBICTh IPOBEICHHS
MEPErOBOPIB IMIOAO JIOTOBOPIB KEPOBAHOTO OCTYITY [JIsi JIKApPCBKOTO 3aco0y HYCIHEpPCEeH st
nikyBaHHA naiieHTiB 31 CMA Il Tuny, cipuuMHEHOI0 MYTalli€l0 B XPOMOCOMI 5q, JJ1s1 3HUKEHHS IIHU
70 EKOHOMIYHO JOLUIBHOTO pIBHA Ta PEKOMEHJOBAHO IPOBECTH HAKOMHMUYEHHS JaHUX PO
e(eKTUBHICTb JIKapChKOT0 3ac00y NUIIXOM 300py Ta MOHITOPUHTY peajbHUX AAHUX IIOJ0 KUIBKOCTI
TMAIlI€HTIB Ta MTOKA3HHUKIB €()eKTUBHOCTI JIIKYBaHHS 13 MOAAIBIINM aHAIII30M 3a BU3HAYCHUH Tiepio. 3
METOIO JIOCSITHEHHSI €EKOHOMIYHOT TOLIJIBHOCTI 3aCTOCYBaHHS HYCIHEpPCEHY Ha PiBHI pEKOMEHI0BAaHOTO
IOpPOTY TOTOBHOCTI IUIATUTU s YKpaiHM PEKOMEHIOBaHMM € 3HMKCHHs LIHM Ha 3asBICHUN
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JiKapchkui 3acid0 He MeHm HDK Ha 98,4% Tta 97,1% Bim 1iHW, BHKOPUCTAHOI 3asBHHKOM IS
PO3paxyHKiB (BIAMOBIAHO A0 aHANI3y “BHUTpPATU-KOPUCTH ), 10 piBHA 30 972,75 rpu ta 54 313,93 rpu
BiAMmoBiaHO 110 nopory Ha piBHi 3 BBII ta 5 BBII Ha nyury HaceneHHs 3a IMIKaJIOK PEKOMEHIOBAaHUX
rpannunux 3Ha4eHb ICER B Ykpaini (3 BBII na nymry nacenenns — 395 832,00 rpu Ta 5 BBII na qymry
HacesneHHs — 659 720,00 rpH).

5. IndopMmanisi 1010 CTPOKY il BUCHOBKY YIIOBHOBAKE€HOI'0 OPraHy.

Biamosigao mo m. 21 Ilopsiaky BHCHOBOK YIOBHOBQ)KEHOTO OpraHy CTOCOBHO BiIIOBITHOL
MEJMYHOT TEXHOJIOTIi BBaXKAEThCS YMHHHM JIO MOMEHTY IIPOBEJCHHS HOBOI JCPXKABHOI OI[IHKU
MEIUYHOI TEXHOIOTII.
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