HPOEKT

BucHoBok
YIIOBHOBAKE€HOT'0 OPraHy 3 AePKABHOI OLIHKY MeJUYHUX TEXHOJIOTIN:
pPHUCAUILIAM

Heporcasna oyinka meOUUHUX MEXHONO02IU NPO8eOeHA YNOBHOBANCEHUM OPSAHOM 3
0epIHCABHOT OYIHKU MeOUUHUX MEXHOI02Il 8I0N08IOHO 00 sumoe IlopsoKy nposedeHns
0€pAHCABHOI OYIHKU MEOUUHUX MEXHON02IU, 3ameepodceHo20 nocmanosolo Kabinemy
Minicmpie Yrpainu 6io 23.12.2020 Nel300 ma cknadaemvcs 3 pe3yiomamie aHaisy
NOPIGHANILHOI eqheKmusHoCmi (Pe3yIbmamusHoCcmi), besneku, eghexmusHoCmi sumpam
ma pe3yibmamisé ananizy NIy Ha 010xcem NiKapcbKko2o 3aco0y HaA OCHOBI OaHUX
3as6HUKA. Bucnosox ynosnosadicenozo opeamy 3 0epiHcABHOI OYIHKU MEOUUHUX
MeXHON02I Ma€E pekomenoayitinull xapaxmep. Hadani oani y 6ucnoexy € akmyanvhi
CMAaHOM Ha 0amy 1020 Ni020MOBKU.

1. Indopmanis npo naTy NpPOBedeHHS [E€PKABHOI OIIHKM MeJUYHUX
TEXHOJIOTIH 3asiBJICHOI0 JIIKAPCHKOIo 3ac00y: 22.02.2024

2. Indgopmanis npo 3asiBJIeHNH JiKapcbKNH 3aci0:

1) HaiiMenyBaHHsi (mpi3BUINE, iM’sl, MO 0aTbKOBi) 3asiBHUKA Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 22.02.2024 B JlepkaBHOMY peecTpi JiKapchKuX 3aco0iBl:

EBPIC/I, nopomok ajisi opaJibHOTO po3uuHy, | mismka MictuTh 60 wmr
pucauruiamy y gopmi moporika st OpaibHOTO PO3YHHY.

PII: UA/19668/01/01; Tepmin aii 3 29.09.2022 no 29.09.2027.

Bupoonuk: ®©.Xoppmanu-JIs Pour JIta, [lseinapis.

3aaBHuk: O©.Xobdmanu-JIs Pomr JITa, [lIBeiimapis.

2) TOproBeJibHa HA3Ba JIIKAPCHKOI0 3aC00Y:

EBPICI

3) MIZKHAPO/JAHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHE HAMEHYBAHHS

Risdiplam

4) ckiaaj JiKapcbKOro 3aco0y (Airdi Ta JOMOMIKHI pe4YOBUHM):

Oiroua pewosuna. pucauriam (risdiplam);

1 msmka Mictuth 60 MT pUCAUILIaMY;

1 MJT BiTHOBJIEHOTO pO3unHy MICTUTH 0,75 Mr pucaumiamy;

oonomixcui  pevosunu: ManitT (E421); 13omanmer (E953); mnonmyHuunuii
apoMartu3aTop; KucioTta BUHHA, Hatpito Oenzoat (E211); momietunenraikons 6000;
caxapajiosa; KHCJIOTa aCKOpOIHOBa; AUHATPIIO €/IeTaT, TUTiIpar.

5) popma BumyCKYy:

! http://www.drlz.com.ua/
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MOPOILIOK I OPaJbHOTO PO3YMHY, | IUIsmKa MICTUTh 60 Mr pUCIUIUIaMy Y
(dopMi opo1ika Jyist OpagIbHOTO PO3UHHY.

6) cmocid 3acTocyBaHHs JIiKapCcbKOro 3aco0y:

OpanpHuil po3unH npenapary EBpicii MOBHHEH roTyBaTH MEIUYHHM (paxiBelb
(ToOTO MiKap abo dhapMaleBT) Nepea BIAMTYCKOM MaIlEHTY.

Jlikapcekuit 3aci6 EBpicai mpuiiMaroTh IepopaibHO OJMH pa3 Ha 100y,
npUOJIU3HO B OJIMH 1 TOM e Yac MIOJIHS, BUKOPUCTOBYIOUH LITIPUIU JJI OPATBLHOTO
OpuiioMy JJis  TOBTOPHOIO BHKOPHUCTAHHS, WI0 HAJAIOThCsl B YIAKOBII.
PexomennoBana no3a npenapary EBpicai mis gikyBanHss CMA BU3Ha4a€ThCs 3aJI€KHO
BiJI BIKY Ta MacH TiJIa MaIfi€HTa.

7) indopmanisa Npo HAsIBHICTH /IePKaABHOI peecTpauii JiKapcbKoro 3acody B
Ykpaini:

EBPIC/I, nopomok ajis OpajJibHOrO po3uuHy, | msdmka wmictuth 60 wmr
pucaumuiamy y Gopmi mopomka Jyisi OpaibHOro pO3UUHY.

PIT: UA/19668/01/01; Tepmin aii 3 29.09.2022 no 29.09.2027.

8) ¢apmakosioriuna gia JikapcbKoro 3aco0y Ta KoOA 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KiIacupikauicro:

Mexanism nii. Pucaurmuiam € wmoaudikaTopoM CIUIaCHHTY TMOINEpeIHUKa
matpuunoi PHK (mpe-mPHK) rena BwxkuBanHs wmoToHelpoHiB 2 (SMN2),
po3pobsieHuM A JikyBaHHI CMA, COpUYMHEHOI MyTalisIMM XpOMOCOMHU 5, IO
npu3BOAATh A0 nedinuty Oiika SMN. OynkuioHansHUN aedinut O6iika SMN e
natodiziongoriyHuM MexaHizsMmoM CMA ycix TUTIIB.

Pucnunam xopurye cravicuHr SMN2, 3MiHIOOYM OajlaHC 3 BHUKIFOYCHHS
€K30Hy 7 Ha BKIIOYEHHA ek30Hy 7 B TpaHckpunt MPHK, y pesynbraTi uoro
30UIBIIYETHCSI BUPOOJICHHST (PYHKIIOHAIBHOTO Ta cTaduibHOro Oinka SMN. Takum
yuHOM, pucaumuiam Jikye CMA  3aBAsSKkM MIJBHILIEHHIO Ta  YTPUMAaHHIO
¢yHkuioHanbHOro piBHA OuUika SMN. PucaumiaM piBHOMIpHO PO3MOAUISAETHCS MO BCIX
YacTUHAX TUIa, Y TOMY YHCII B LEHTPaJIbHY HEPBOBY CHUCTEMY, TPOHHUKAIOUU YEPE3
reMaToeHuedaniyiuii 6ap’ep, 1 TAKUM YMHOM 30UIbIIYIOYM piBeHb Oi1ka SMN B
nentpanbHiii HepBoBit cuctemi (IIHC) Ta ycwhomy opranizmi. KonneHtparris
pucauIuiaMy B 1uia3mi KpoBi Ta Oiutka SMN B KpoBi BigoOpakae po3moia Ta
dapmakogrHaMidH1 €pEeKTH PUCAUILIAMY B TaKUX TKaHWHAX, sIK TOJOBHUN MO30K Ta
M’SI31.

dapMakoTepaneBTUYHa Tpymna: 3aco0u, IO BIUIMBAIOTh Ha OMOPHO-PYXOBHI
anmapat. [Hmi 3aco0Ou, MO0 3aCTOCOBYIOTHCS Y pasl MaTOJIOTIi OMOPHO-PYXOBOTO
anapary. Kog ATX M09A X10.

9) noka3aHHA 10 MEeUYHOI0 3aCTOCYBaHHS, 32 AKNM I0aBaJjiacs 3asBa:

JlikyBanHs 5q-acoiiiiioBaHoi criHaigbHOI M’s130B0i arpodii (CMA) y namieHTiB
BIKOM B1J1 2 MICSIIIB.

10) moxka3aHHs 10 MeJUYHOI0 3aCTOCYBAHHS BiNOBIHO 10 IHCTPYKIII JJ14
MEJIUYHOr0 3aCTOCYBaHHs, 3arBepa:keHol MO3, 3a HasiBHOCTI Jdep:KaBHOI
peecTpamii JikapcbKOro 3aco0y B YKpaiHi:
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JlixyBanHs 5q-acoriiioBaHoi criHaabHOI M’5130B0i arpodii (CMA) y naiieHTiB
BIKOM BiJ 2 MiCSIIIB.

11) indopMmanis nmpo HAABHICTH NMOKa3aHb A0 MEAUYHOI0 3aCTOCYBAHHA
JiKaApChKOro 3aco0y /i1 BUKOPUCTAHHSA MiJl Yac HAJAHHS MeAUYHOI JI0MOMOTH
NPH CTAaHAX, 10 3a3HAYEHI y NPIOPUTEeTHUX HANIPSIMAX PO3BUTKY c(hepu 0XOpPOHH
3I0POB’si:

Bignoimno no Hakazy MO3 Vkpainm Big 07.10.2022 Ne 1832 «IlIpo
3aTBEPKEHHS MIPIOPUTETHUX HAMPSIMIB PO3BUTKY cPepu OXOpOHHU 3710poB'st Ha 2023
— 2025 poku» criHalbHa M's30Ba aTpodis HE BIJAIMOBIAAE CTaHY, IO BIIHECEHUU 0
MPIOPUTETHUX HAIPSMIB PO3BUTKY cepu oxopoHH 3710poB's Ha 2023 — 2025 pokw,
MpOTE HasBHA HE3aJ0BOJICHA MEAMYHA MOTpeda y JikyBaHH1 mamieHTiB 13 CMA 1l ta
I11 TumiB XxBopo60-MOANDIKYIOUMMH TiKapCHKUMH 3ac00aMu B Y KpaiHiZ,

CMA (MKX-10 - GI12) simmeceno ao “Ilepemiky pinkicaux (ophaHHUX)
3aXBOPIOBaHb, IO MPHU3BOAATH 10 CKOPOYCHHS TPUBAIOCTI KHUTTSA XBOPHX ab0 iX
1HBaMiAM3allii Ta AJig SKUX ICHYIOTh BU3HAHI METOJU JIIKYBaHHS, 3aTBEP/XKEHOTO
nakazoM MO3 Vkpainu Big 27.10.2014 Ne7783.

3abesneuenns 0ocmyny nayicHmis, AKi cmpaxcoaoms Ha pioKicHi (opganni)
3aX80pPI06AHHSA, 00 JNIKAPCLKUX 3ac00i8, MeOudHux eupobie ma npooyKmis
cneyianbHo20 NKY8alIbHO20 XAPYYBAHHS € 00HIE0 i3 cknadosux «llnany 3axo00ié w000
peanizayii Konyenyii po3eumky cucmemu HAOAHHA MeOUYHOI O0NOMO2U NAYIEHMAM,
AKI cmpadxcoaroms Ha pioKicHi (opganni) 3axeoproeanns, na 2021-2026 pokuy.
Memoro yiei Konmyenyii € 3meHwenHss cmepmuocmi 8i0 piOKicHuUx (opgharHux)
3aX80PI06AHb, NIOBUUICHHS AKOCMI JHCUMMSA NAYIEHMIB, KL CMPANCOAOMb HA PIOKICHI
(opghanni) 3ax80prO6aAHHS, WLIAXOM 3a0e3NeYeHHs CNPA8eoIUB020 ma PieHO20 OOCMYNY
00 SAKICHOI MeOU4HOI 00NOMO2U MAKUM NAYIEHMAM, 30KpemMa 00 SAKICHUX, eqheKmUEHUX
ma 6e3neuHux 1iKapCcoKux 3aco0is 015 1iKy8aHHs PIOKICHUX (OpharHHUX) 3aX80PI0BAHD,
00 MeouuHux 6upobie ma NPoOOYKmMI8 CHeyianrbHo20 NIKY8ANbHO20 XAPY)8AHHS, d
MAaKoH#c NCUX0N02IUH020 cynpogody. Mema i yini yici Konyenyii sionogioaroms L]inam
cmanozo pozeumxy na 2016 — 2030 poxu, 3ameeposxcernum Ilopsaokom OeHHUM 8 2ay3i
pozeumxy na Camimi OOH, wo 6i0byscs y eepecni 2015 poxy 6 pamxax 70-i cecii
TIenepanvroi Acambnei OOH®,

3. BHCHOBOK YNOBHOBa:KE€HOI0 OpPraHy HIOAO0 Pe3yJbTATIB NMOPiBHAJLHOI
epexTuBHOCTI (pe3yIbTATHMBHOCTI), Oe3mexkn, e(QEeKTUBHOCTI BUTPAT Ha
JiKapCcbKUH 3aci0 Ta aHAJII3y BIVIMBY HA IOKA3HUKHU OIOKeTY:

1) naHi M0/10 NPiOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY):

CMA - 1ne Baxke, IHBaNiAU3yHO4e 1 HEOE3MEUHE ISl KUTTSA ayTOCOMHO-
pELEeCUBHE CIAaJKOBE 3aXBOPIOBAHHS, 11O MPOTIKAE 3 YPAXKEHHAM PYXOBUX HEHPOHIB
CIIMHHOTO MO3KY 1 MOpYIIEHHSAM (DYHKI[IH PI3HUX OpPraHiB 1 CUCTEM Ta € OCHOBHOIO
TF€HETUYHO 0OYMOBJICHOIO MPUYMUHOIO CMEPTI HEMOBJISIT Ta JITEH MOJIOAIIOTO BIKY.

2 https://zakon.rada.gov.ua/rada/show/v1832282-22#Text
3 https://zakon.rada.gov.ua/laws/show/z1439-14#Text
4 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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Bcranosneno, mo CMA oOymoBiieHa 3HIKEHHSIM piBHA Oinka SMN (mporeiny,
110 3a0e3mnedye BIKMBaHHSI MOTOHEHPOHIB) uepes Aenerii abo TOUKOB1 MyTallii B reHi
BIDKUBaHHSA MOTOHEHPOHIB SMN1 B ek30Hi 7, 110 3HAXOAUTKLCS Ha 5-i mapi XpoMOCOM
5q13°®.V 3n0opoBux mogeii rer SMNI1 3a0e3meuye NpoayKIil0 BCHOro HEOOXiIHOro
opranizmy Outka SMN. IIpu CMA, y 3B’s13Ky 3 nomkokeHHsIM reny SMN1, opranizm
XBOPOT0 BUKOPUCTOBYE JuIe pe3epBHU TeH SMN2, Ha OCHOBI SIKOTO CUHTE3YETHCS
outst 90% HU3bKOPYHKIIOHAIBHOTO HecTaOu1bHOro 011Ky SMN 1 TUTbKM HE3HAYHa
KUIBKICTh (PYHKI[IOHAJIbHO mMOBHOLIHHOTO O11ky SMN. Jledinutr 6inky SMN €
KPUTUYHUM JIJI1 BUKUBAHHS MOTOHEMPOHIB 1 HETaTMBHO BILUIMBA€E Ha nepudepuyHi
opranu ¥ TkaHuHH. bitok SMN B HOpPMI €KCHpPECYEThCS y BCIX €yKapiOTHUHUX
KJIITUHAX 1 € MPUCYTHIM SIK Y iX siApax, Tak 1 B nuroruiadmi. bimok SMN BmnuBae Ha
YUCJICHH] KJIITUHHI POIECH: MATPUMKY HUTOCKEIETa  TOMEOCTa3 KIITUH, yTBOPEHHS
pubonykieonporeiny, crmiaiicuar wmatpuyHoi PHK (MPHK), tpanckpumnmito 1
tpancniopT MPHK, BmwxwuBanHi kimituH Tomo. Tomy mpu CMA crnoctepiraerbes
CUCTEMHICTh ypakeHHs. Huzbkuil piBeHb Ounka SMN npu3BOauTh A0 MOPYIIEHHS
ctany Ak [{THC Tak 1 monepe4HOCMyTacTUX 1 AMXaJIbHUX M A31B, MIOKapAa, KICTKOBOI 1
XPSILIOBOI CUCTEMH, KPOBOHOCHUX CYJIMH, IMyHHOI CUCTEMH, MEUIHKH, I1IUTYHKOBOT
31034, iHIIMX BHYTPIIIHIX Opraqis’.

Baxnuotro ocobmuBicTio CMA € BETMKUN CIIEKTP TSKKOCTI KIIHIYHUX MPOSIBIB
XBOpPOOU — B1J] MaJIOCUMIITOMHHX JIOPOCIIUX (POPM 10 3aXBOPIOBaAHb HOBOHAPOIKEHHUX
3 HEMUHYYUM, JOHEJaBHA, JIeTaJIbHUM MporHo3oM. CMA He CynpoBOJIKYETHCS
KOTHITMBHUMH TIOPYLIEHHAMH?,

[Tpu CMA po3pizusitoTh Aekiabka tumiB nepediry. CMA tuny I, abo xBopoba
Bepanira-T'odhdpmana, manidectye y Billi 10 6 MicAIIB, IITH TyXKe cJIa0Ki BxkKe B MEPII
MICSIIII )KUTTSI, MAlOTh 3HaYH1 TPYIHONII 3 IUXAHHSAM 1 KOBTAHHSIM, IIPOTHO3 3a3BUYai
HeratuBHui. CMA Il Tuny ne6rotye B quta4omy Bili Mik 6 1 18 MicAisiMu, MOXYTb
cUIITH 0€3 CTOPOHHBOT JOTIOMOTH, OJTHAK BOHU HIKOJHU HE XOJATh camocTiiiHo. CMA
[T Tuny, mo Takox 3raayeThcs ik xBopoba KyrenvOepra - Bamiannepa, mae Ou1bI
M kUi nepedir, MaHidecTalliss 3aXBOprOBaHHS miciast 18 MicsliB, MallieHTH 3/1aTHI
CUJITH, ajie He MOXYTh CTOATH, Xonutn. CMA 1V Tuny MoYnHaeThCS y TOPOCIOMY
Bimi. Knacudikarist maifieHTiB 32 THIAMU HE MO>KE TTIOBHOIO MIPOIO OXapaKTEPU3yBaTH
0COOIMBOCTI JIIOZIEH, siK1 cTpaknaroTh Ha CMA. JlocmipKeHHs MOKa3yIoTh, 110, X04a
11 3aXBOPIOBAHHS Ma€ MOHOTEHHE MOXO/PKEHHS, HAsBHICTh 1HIIUX YMHHUKIB, TAKUX
SK TCHETHYHI 1 HETeHeTUYH1 MOAN(IKATOPH, MOKE OyTH MPUUHUHOIO TOTO, IO MPOSIBU
pisHoManiTHi,

O0’exTBHA OLIHKAa KJIIHIYHMX CHMIITOMIB 1 CTyNEHS OOMEXeHHs (PI3UYHOi
AKTUBHOCTI ITPOBOJIMTHCS 33 MOTOPHUMH IIKAJIaMH Ta JI03BOJIAE€ KUIbKICHO (y 0Oasnax)
OLIIHUTH €(QEeKTUBHICTh JIKyBaHHS Ta peaOuTTAllliHUX 3aXO0JiB, BKAa3aTH 30HU iX

5 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC4756905/

¢ https://ojrd.biomedcentral.com/articles/10.1186/s13023-017-0671-8

" https://inj.zaslavsky.com.ua/index.php/journal/article/view/832

8 https://www.sciencedirect.com/science/article/abs/pii/S0887899411003766

® https://www.sciencedirect.com/science/article/abs/pii/S0960896601002747?via%3Dihub
Whttps://www.sciencedirect.com/science/article/abs/pii/S0960896601002747?via%3Dihub
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HAWOIMKIOTO PO3BUTKY. Y CBiTI BUKOPHUCTOBYIOTH KiTbKa IIKAN JJISl OLIIHIOBAHHS
pyxoBoi aktuBHOCTI AiTe#t 31 CMA II Ta III Tumy.

Hlkana omiHkK pyxoBoi (pyHKIIT IpHU HEPBOBO-M'SI30BUX 3aXBOPIOBAHHAX (QHTJL.
32-item Motor Function Measure, MFM32) - BanigoBaHa nikasia Jjisi BAKOPUCTAHHS Y
Malli€HTiB, 10 3JIaTHI CHUIITA Ta 37aTHI XOAUTH. Jl03BOJIsI€ OIIHUTH CTYIMiHb
IPOrpPECYBAHHS 3aXBOPIOBAHHSA, a TaKOXX BUSBUTU JUHAMIKy Ha ()OHI JIIKyBaHHS.
[lIxana MFM-32 mae 32 myHKTH; BUKOPUCTOBYEThCS y JiTeH 3 6 pokiB (abo paHiie 3a
YMOBH PO3YMiHHS 1 BAKOHAHHS JUTHUHOO 1HCTpYKIiH). [lIkana MFM o1iiHIO€ BaXXKICTh
1 TpOrpecito HEPBOBO-M S30BUX 3aXBOploBaHb y 3 gomeHax: D1 - crosHHs Ta
nepeMiiieHHs, D2 - akciagpHa Ta mpokcuManibHa (yHKIA, D3 - pucTtansHa pyxoBa
¢yukiis. Cymy 6anis MFM 3a3Buyaii mepetBoproroTh Ha mkaiy Bif 0 mo 100. 3qopoBa
moauHa Moxke orpumatu 100 Oanis, HatoMicTh, nanieHTH 31 CMA II ta III Tuny 6e3
JIKYBaHHS HIKOJIM HE OTPUMYIOTh OLIHKY BuIe 70 OaniB. HeBenuki 3MiHU MOTOPHO1
¢yHKUIi, oniHeH1 3a mKagor MFM32, MoXyTh BIAMOBIIATH 3HAUHOMY MOKPAILIEHHIO
a00 3HIKEHHIO 3110HOCTI 3M1MCHIOBATH €JIEMEHTapHi Jii 13 caMO0OCIyroBYBaHHS
HE3aJIE)KHO B1J BUXiAHOro Oama. 3 orisay Ha mnporpecyrounii xapakrep CMA Ta
CBIJTYEHHS MAIIEHTIB MPO BAXJIMBICTh CTa0LII3alli MOTOPHOT PYHKIII, cTaduII3aLis
pyxoBux (yHKIIN abo Oyab-ske mosinieHHs 1o MFM32 BBaxaeThCsi BaKIMBUM
KIHIYHUM pe3ysibTaToM. [lominmieHHs OmiHKM Ha >3 0aiiB BBAXAEThCS 3HAYHUM
KJIIHIYHUM JOCSATHEHHSM, BOJHOYac, crabum3aiis ab0o HEBEIUWKE IOKpaIleHHS
MOTOPHOI (hYHKIII1, 1110 BUMIPIOETHCS 3a JoroMororo MFM32 (3miHa KIJIbKOCT1 OajiB
3a nepioj crocTepeskeHHs > (), TaK0X BUCOKO IIHYETHCS.

OyHKIIOHANTBHA pyXxoBa mikaia XammepemiT (anria. Hammersmith Functional
Motor Scale Expanded, HFMSE), mio cknamaersest 3 mkamu HFMS (Hammersmith
Functional Motor Scale) 1 okpemux enementiB mkanu GMFM (Gross Motor Function
Measure) BUKOpUCTOBYETBCS JIJIsl OIIIHKK CTYIICHSI OOMEXKEHHS! aKTUBHOCTI Y XBOPHUX
31 CMA crapmux 5 poki. [llkana cknagaetbcs 3 33 MYHKTIB JI€ OIIHIOETHCS
MOJIUBICTh CaMOCTIMHO TE€peBEpPTATHUCS, CUIITH, TPUMATH TOJOBY, BCTAaBaTH Ta
JIATATH 13 MOJOXKEHHS CUJISIYM, TIOB3AaTH, CTOSITH, POOUTH KPOKHU, Oiratu i cTpudaTH.
HocnimxenHss 3 Bajigarii miaTBepKyioTh Bukopuctanusis HFMSE sk BaxiuBoro
MOKa3HHUKA Pe3yJbTaTy B KIHIYHUX JochiKeHHIX CMA, OCKUIbKH OKpEeMi €TIeMEHTH
Ta BUSBJICHI 3MIHHU MalOTh JOCTOBIPHICTH 1 KIHIYHY 3HAYYIIICTh JJIS TIAI[IEHTIB Ta
0ci0, siK1 32 HUMU JorsiaaoTh. [Ipu npupoanomy nepediry CMA OLIHKY 1O I1i# HIKasi
J€MOHCTPYIOTh TaKi TEHJECHIIII: y IiTel y Bili A0 5 — 7 pOKiIB - 0ai 301IbIIYEThCS, Y
miTent y Bitl 5 - 7 -15 pokiB - 6an 3HWKYEThCA, V Billl >15 pOKIB - TEMI 3HIKCHHS
CHOBUTBHIOETHCS, TOKA3HUK CTa0UTI3YEThCS, IO MOXKE BHUKPHUBIATH CIPABXKHIO
KapTUHY BIAMOBI/I Ha TEepario.

Monynb uis omiHKM BepxHiX KiHmiBok (anri. Revised Upper Limb Module,
RULM), BUKOPUCTOBYETHCS JIsl OI[IHFOBAaHHSI MOTOPHOI (DYHKIIIT BEpXHIX KIHI[IBOK Y
niter Ta gopociux 31 CMA, B TOMy 4MCII TIPU MEPEeXOol 13 aMOyJaTOPHOTO CTaHY
(3maTH1 XOAUTH) B HEaMOyJIaTOpHUI (BTpaTa 3AaTHOCTI XOUTH). OLIHIOIOTHCS PYyXHU B
MJICYOBUX Ta JIIKTHOBUX Cyrjio0ax, 3am’sictky Ta kucti. [Ilkama ckmamaerbes 3 20
PO3/UTIB, MAKCUMAJILHO MOKJIMBA KUTBKICTh OamiB aopiBHIOE 37. [lokazHUKH mIKaIu
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BiJ10OpaXaroTh yCBIIOMIICHI (DYHKIIIOHANIBHI J1ii 3 TTOBCSKACHHOTO JKUTTS, 110 MAalOTh
KIJIIHIYHE 3HAYCHHS ]IS TIAII€HTIB, X OMKYHIB Ta KIiHIOHUCTIB. Lle - marimymsmii 3
nmpeaMeTamMu (BTPUMATH YaIllKy, OJIiBEIb, HAMATIOBATH JIIHII0, HATUCHYTH Ha KHOIIKY,
BIIKPUTH IUIACTUKOBHM KOHTEWHEp), MIAHATTS Ta BIABEIEHHS B CTOPOHY PYKH,
BTpUMaHHs Baru toulo. Ilamientu Ta ocoOu, siKi JOTISAAI0Th 32 HUMU, TIOB1JOMUIIH,
III0 HEBEJIMKI MOKpamieHHs Ta ctabimizamis Ha RULM wmaroTh 3HayHUN BIUIMB Ha
MOBCSIK/ICHHE JKUTTH.

3 wmemoro npoeedenHs auanizy cumyayii 6 Yxpaini ma 3anyyeHocmi
nayienmis/ocio, saxi odoensaoarome 3a nayiewmamu i3 CMA II ma Il muny
VNOBHOBANCEHUM OP2AHOM HAOICIAHO AUCM 3 ONUMYBANLHUKOM 00 I pomaocvkoi
cninku  “‘Opghanni  3axeoprosanns Yxpainu”. 3a pesyremamamu OnumyeaHHs
n'amuaoysamu nayienmis i3 CMA ma ix pooun ecmanosneno, wjo CMA cunvro éniusae
HA PYXaugsicmv, camooOCy208Y8aAHHA, 36UHAlHY OUAIbHICMb, Oilb, OUCKOM@opm,
mpuso2cy ma oenpecito. Ilomouni memoou JniKy8awHs 6i0nogioaroms nompeoam
nayienmis Ha eci 100% i xoua oimu cmaiomv Habazamo CUTLHIWI NICAA JIKY8AHMHA,
bamvKu HaAdani npazHymo, wood Oimu Moeau CamoCcCmiuno cebe 06cay208y8amu, Mo2nu
pyxamuco ma xooumu. Xeopooo - MoOOUQpiKyroui 1ikapcovKi 3acobu 0aroms npoepec ma
NOKPAWJeHHSI CUMNIMOMIB V X8OPUX, MOMY OUIKYEMbCSA, WO 8CI NAYIEHMU, KL MAOMb
oiaenoz CMA 6 Ykpaini ompumaroms HanedxicHe JHiKy8aHHs.

B pamkax HagaHoOro 3asBHUKOM JIOCb€ Ha MpPOBEIEHHS aep:kaBHOI OMT
JKApChKOTO 3acO0y PUCAUILIAM PO3TISIAETHCS VIS JTIKYBaHHS HAaiBHUX MAIIE€HTIB 13
CMA 1I Tuny ta HeamOynatopuux namieHTi III tumy.

3asBHUKOM 3a3HAYE€HO, M0 BU3HAYUTH TOYHY MOIIUPEHICTh Ta 3aXBOPIOBAHICTh
Ha CMA 3a nanumu oQiuiiiHOT CTATUCTUKUA B YKpaiHI HE € MOXKJIMBUM Y 3B’SI3KY 3
00’eAHaHHSAM J@HUX O AEKIIBKOM 3aXBOPIOBAaHHSAM (CIIHANIbHA M’si30Ba aTpodis,
M’s130B1 AUCTPOdii Ta 1HIII MIOMaTii) y CTATUCTUYHOMY 3BiTi LIeHTpy rpomaachKkoro
3n0poB's MO3 VYkpainu npo KOHTUHTEHTH AITeH-1HBaNIAIB BIKOM 110 16 pOKiB, siKi
MPOKMBAIOTh B PailOHI OOCIYrOoBYBaHHS JIKYBaJIbHO-TTPO(UIAKTUYHOTO 3aKIay,
OyIMHKY IUTHHHU a00 IHTEPHATHOMY 3aKJajl, a TaKoX 3 BicyTHicTI0O CMA y pemti
cratucTHYHKX 3BiTiB LleHTpy rpomazcekoro 310pos's MO3 Ykpainull,

[Ipote B YkpaiHi icHye Henepx’aBHUN peecTp XxBopux Ha CMA, axuii BeeThCs
1] erijIor0 XapkiBebkoro onaroaiitHoro ¢ouay «/itu 31 CMA» (nani — Xb®d «/litn
31 CMA»). Metoro doHay € cmiBmpais 3 JepKaBHUMU OpTaHaMH I HaJaHHS
MEIUYHOI JOMOMOTH, MIATPUMKH BHKOHAHHS 3aKoHy YKpaiHHM TIpo PpiaKicHI
3aXBOPIOBAHHS B YACTHHI CTBOPEHHSI PEECTPIB MAII€HTIB, CIIPUSHHS YMOB JOTIISIY Ta
JKYBaHHS XBOPUX, PO3POOKH CTaHIAPTIB MEAMIHOTO 0OCITYyTOBYBaHHSI.

JIns BU3HAUCHHS IUJIbOBOI MOMYJSMii BIAMOBIAHO A0 TMOKa3aHHSA s
3aCTOCYBaHHS, 3a SIKUM IOAAaBajOCh JOChE, 3aBHUKOM Oyso 3po0sieHO o(iiiHul
3anuT A0 poHay. 3anmuT Oyno chopMOBAHO TAKUM YUHOM, 1100 MOOAUYUTH TUHAMIKY
3MIHU KUIbKOCTI manieHTiB 3 niarHozom CMA II tuny ta CMA Il tuny npoTtsirom

1 http://medstat.gov.ua/ukr/statdan.html
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OCTaHHIX 5-TU POKIB, KIJIBKICTh MAII€HTIB, SIKUM BIepIe OyJI0 BCTAHOBIEHO /A1arHo3
Ta CMEPTHICTH Y BIAMOBIAHUX TPYMax, 110 HABEJEHO B TabimIl 1.

Tab6auus 1. [TomupeHicTs, 3aXBOPIOBaHICTh Ta CMEPTHICTH NamieHTiB 13 CMA 11
ta [l Tuy

Kpurepiit Poxu
2018 2019 2020 2021 2022
KinekicTh maiieHTiB, mo MaroTh 11 Tum 77 95 117 127 139
KinmbkicTh MaIli€HTIiB, SIKUM BIIEpIie BCTaHOBICHO niarHo3 CMA 11 5 4 9 4 3
THII
Kinpkicth nauieHTis 3 11 Tunom, 1o nomepnu BHaCIiI0K 1 2 1 0 0
3aXBOPIOBAHHS
KinbkicTh mamieHTiB, 1mo MaroTh 111 Tum 18 26 44 55 64
KinmpkicTh MarieHTiB, IKUM BIIepIe BcTaHOBICHO niarHo3 CMA 111 1 6 7 6 3
THII
Kinbkicth nauientis 3 111 Trmom, mo nomepiu BHACTIIOK 0 0 0 0 0
3aXBOPIOBAHHS

JUis moJaiblIoro po3paxyHKy MNOTpeOM OXOPOHU 370pOB'St B 3asBICHOMY
JTKapCchbKOMY 3aco01 3 ypaxyBaHHSIM BH3HAYEHOI IUIHOBOI MOMYJIAILII, a caMe HaiBHI
narienty 13 CMA II tuny Ta neamOynaropsi namienta i3 CMA Il tuny, 3asBHIKOM
BpPaxoBaHO HACTYIIHE:

- KUIBKICTh TMALII€HTIB B YKpPAiHI, sIKI OTPUMYIOTh HYCIHEPCEH, 110 CTAHOBUTH 35
nauieHTiB 13 CMA II Ta III tunis, 3a nanumu nupexropa /3 "YkpaiHCbkuil MeIMUHUN
LEHTp peadumiTamii JITel 3 OpraHIYHUM ypaKEHHSIM HEPBOBOI cucTeMu MiHicTepCTBa
OXOpOHH 370pOB'a YKpaiHu';

- OPUMYLIEHHS [I0AO0 CTPYKTYpU pO3MOAUTY TMAl€HTIB, IO OTPUMYIOTh
HyciHepceH, BiamoBiaHo a0 tuny CMA 3a manmmu nociimkenas SUNFISH yactuna
2, 110 CTAHOBUTH - CMA II Tuny Ta - CMA III tuny. KiibKiCTh MAIli€HTIB, SIKUM
nokazana teparist pucaumiamom i3 CMA Il tuny - 114 nauienris, 13 CMA III tuny -
54 nauieHTu.

- KUIbKicTh HOBUX XBopuX 13 CMA 11 ta III Tunis mva 2023-2027 pp., Ha OCHOBI
CaMOCTIHHO TPOBEICHOIO MPOTHO3Y HAPOJKYBAHOCTI B YKpaiHi Ha OCHOBI JAaHUX
JlepxaBHOT CiTy>kO1 CTaTUCTUKU Ta CBITOBUX JIaHUX II0JI0 YaCTOTH BUHMKHEHHI CMA
11 Ta 111 Tmy*?;

- KUtbKicTh marnieHTiB i3 CMA III Tumy, siki BTpaTuiau aMOyJaTOPHUN CTaTyc,
TOOTO BTpaTWIM 3AaTHICT, xoauTu (anri. loss of ambulation), 3a panuMu

12 https://ojrd.biomedcentral.com/articles/10.1186/s13023-017-0671-8



Pucounnam ons nikyeannsa naignux nayicnmie 5q-acoyitiosanoi cninanbnoi m s3060i ampogii Il muny ma neambyramopnozo I muny, 22.02.2024

nocmimxenns Bladen and al.,®* nposenenomy Ha migcTasi maHux 24 HaioHANIBHUX
peeCTpiB 3 OXOIUICHHAM YKpainchbkux mamieHTiB i3 CMA III tumy. Beranosneno, 1o
g YKpaiHu MefiaHa BTpaTH aMOylIaTOpHOCTI cTaHOBUTH 40 MICAIIB BiJ] MMOYATKY
XBOpoOH, cepeIHiil BiK BTpaTu aMOyJIaTOPHOCTI — 9 pOKiB.

3asBHMKOM 3a3HaueHO, 1110 3a JaHuMHu Xb® “Jlitn 13 CMA” 3 2018 no 2022 poku
HE 3ape€ecTPOBAHO MAIli€HTIB, siKi momepid BHachiiok CMA 111 tuny. Takox 3assBHUKOM
3a3HA4YE€HO, IO JUIsl MPOTHO3Y cMepTHOCTI y KoropTi mamieHTiB CMA II tumy 6ymno
MPUHHATO PIIIICHHS BUKOPUCTATH MATPHUIIIO BIPOTiHOCTI CTaHIB 3 Mojieli MapkoBa.

OTxe, po3paxyHOK LUJILOBOI KOTOPTH, a came HaiBHi nauieHTy i3 CMA I tumny ta
HeamOymnaTopaum CMA 111 Turom, HaBegeHU B TabauIi 2.

Tadauus 2. Po3paxyHok noTpeOu OXOpOHU 310POB'S B 3asIBJICHOMY JIIKAPCHKOMY
3ac001

[Momymsitis Pix
2022 | 2023 | 2024 | 2025 | 2026 | 2027
CMA 11 114 121 128 134 139 143
CMA III 54 60 66 71 75 79
CMA III neamOynaTopHi 41 45 50 56 61 66
CMA III amOynaropsi 13 15 16 15 14 13
Hosux CMA 11 - 7 7 6 5 5
Hosux CMA III - 6 6 5 5 4
[inpoBa nmomyssiis 6€3 BpaxyBaHHS 155 166 178 190 201 210
CMEPTHOCTI

Vnosnosgasicenum opeanom 0y8 nposedeHull eepuikayiiHull aHaniz uooo
PO3PAXYHKY nompedu OXOpOHU 300p08's 6 3As6/IeHOMY NIKAPCbKOMY 3aco0i O
BU3HAYEHOI 3AA6HUKOM YiNbOBOI NONYAAYil 8i0N0BIOHO 00 PEeKOMeHOAayill HACMAaHO8U
“Ileporcasna oyinka meouunux mexuonoeciu” CT-H MO3Y 42-9.1:23, 3ameepocenoi
nHaxazom MO3 YVkpainu 6io 06.10.2023 Ne 1741 (0ani - Hacmanosa) ma ecmarnosneno
Hacmynwne. Bpaxosyrouu me, wo 3a oanumu Llenmpy epomaocvkoeo 300pos's MO3
Vrpainu oocmynni 06’conani oani wjo0o CniHaivHoi M 830800 ampoghii, m sa3068ux
oucmpo@iti ma iHwux mionamiu 0as Oimetl 00 16 pokis, WO YHEMONCIUBTIOE
suokpemnenus kinbkocmi nayieumis i3 CMA, 3oxpema i3 CMA II ma Il munis,
BUKOPUCMAHHA 3ASIBHUKOM NOKA3HUKIE nowupenocmi 3a oavumu XBD “/limu i3
CMA ", npoecno3ysarnts 3ax80pr6AHOCMI 3a C8IMOBUMU OaHUMU i J]lepacasHoi ciycou

13 https://pubmed.ncbi.nlm.nih.gov/24162038/
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cmamucmuku YKkpainu ma 6paxyeanHs NOKA3HUKA CMEPMHOCMI HA emani auanisy
8NIUBY HA O100HCEM € NPUUHAMHUMU.

ITio uyac nposedenns @axosoi excnepmusu YNOBHOBANCEHUM OpP2AHOM OYIU
HaoiciaHi aucmu 00 KAIHIYHUX (axieyie 3 memoro eepuixayii ingpopmayii w000
empamu amobynamoprnoz2o cmamycy y nayienmis i3 CMA Il muny ma 6i0nogiono
CepedHbo20  BIKY NOYAMK)Y  3ACMOCYBAHHA  XBOPOOO-MOOUQiKyrouoi  mepanii.
Cneyianicmu KHII “Kuiecvka micoka oumsaua kiiniuna aikapusa Nel ” 3a3navunu, wo
cepeoHiil 8ik nouamxy nputiomy pucouniamy nayieumamu iz CMA Il ma Il muny - 5
pokie. Daxisyi Hayionanvnoi oumsauoi cneyianizosanoi nikapui “Oxmamoum”™
(HACJI  “Oxmamoum” MO3 Vkpainu) iomimunu, wo Ha cbo2o0Hi 6 YKpaiHi
giocymuiu ogiyiunuii peeccmp nayienmis i3 CMA, moowc i nognoyinna ingpopmayis
wo0o nouamky mepanii 6 YKkpaini Ha cb0200HI 8i10cymHsl. Bionogiono 0o cimogoco
0ocgidy, cmapm mepanii 8i00Y8AEMbCS MAKCUMAILHO WBUOKO 610 NOCMAHOBKU
0iazHo3y | 3a OAHUMU MIJICHAPOOHUX NYONIKAYit ye 8 NPOMINCKY 8i0 2 00 25 poKis.

Omorce, YNOBHOBAMNCEHUN OpeaH NpUUMAE O00paHUll 3AA6HUKOM RIOXIO 00
PO3PaxyHKy nompeodu oXopoHu 300p0o8'si & 3asA61eHOM) NIKAPCbKOMY 3acobi, npome
eapmo 3aysadicumu, wo nompeba OXOPOHU 300pP08'si 8 3As68NEHOMY NIKAPCbKOMY
3acobi,  po3paxo6ana  3AsA6HUKOM,  3ANULUAEMbCSA  OPIEHMOBHON,  OCKLIbKU
cmamucmuyti dani came nayicumia i3 CMA 6 Yxpaini 6iocymHi.

2) pmaHi OO0 [OCTOBIPHOCTI PpPe3yJbTaTiB NOPIBHAJIBHOI KJIIHIYHOI
epexTMBHOCTI Ta Oe3leKW 3afBJIEHOr0 JIKapcbKoro 3acody. Omnmc
(mpencraBJieHHsI) 3a3HAYEHUX Pe3yJIbTATIB;

BiamoBinHo mo iHdopmalii B JOCHE IIOAO 3asBIEHOTO JIKAPCHKOTO 3ac00y
BHBYAJIUCH:

Honyasimis (P, population): naiui namientn i3 CMA II tuny ta CMA
HeamOynaropHoro III Tumy Tuny €BponeoinHoi pacu BIKOM BiJ1 2 pOKIB.

Brpyuanns (I, intervention): nikapcekuii 3aci®6 pucnumiam (risdiplam)
MOPOUIOK JJIS OPAJIbHOTO PO3YMHY; | MiIdIIKa MICTUTh MICTUTh 60 MT pucaumiamy; 1
MJI BITHOBJIEHOTO pO34MHY MICTUTH 0,75 Mr pucaumiamy.

Kommnapartop (C, comparator):

1) HalKpaia miaTpuMyroda Teparris;

2) HyciHepceH (1 mut MicTuTth 2,4 Mr HyciHepceny, | dakon mo 5 mi 12 mMr
HyCiHEpCeHy, (opMa BUIYCKY — PO3UYMH MJIsi 1H €KIIA, BBOAUTHCS IHTPATEKAIBHO
00JF0OCHO TIPOTATOM 1 — 3 XBUIIHH)

KinueBi Touku (O, outcomes): MokKasHUKA MOTOPHOI (PYHKITIT 32 HIKAJAMU:
OLIIHKA Pyx0BOi (YHKI[I MpH HEPBOBO-M'S30BHUX 3aXBOPIOBaHHAX (aHri. 32-item
Motor Function Measure, MFM32), MomyJist uisl OLIHKK BEPXHIX KIHI[IBOK (QHIJI.
Revised Upper Limb Module, RULM), ¢byHKIioHAIBEHOT pyX0OBOT KA XaMMEPCMIT
(anri1. Hammersmith Functional Motor Scale Expanded, HFMSE). HebGaxxani siBuiia,
BiJIMiHA TIpemnapary.

[Ipu oOrpyHTyBaHHI BUOOpPY KOMIIapaTopa 3asiBHUKOM 3a3HAu€HO, IO 3T1JIHO 3
MiXHapOJHUMU PEKOMEHJAIIMA Ta CBITOBOIO KIIIHIYHOIO MPAKTUKOIO, JIIKYBaHHS
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narieHTiB 13 CMA II ta Il Tunmy mondrae y BUKOPHUCTaHHI €TiOMATOT€HETUYHHX
XBOPO0O-MOAN(IKYIOUNX JTIKAPCHKUX 3aC001B Ta MIATPUMYIOUOI Teparii pa3om.

3assBHUKOM OYyJI0 HaJaHO JTUCT BiJ] KITHIYHUX (DaxiBLiB YKPaiHCHKOTO MEIUYHOTO
LHEHTpy peabumiTamii IiTel 3 OpraHiYHMMH ypaKeHHSIMH HepBoBoi cuctemu MO3
VYkpainu, B SKOMY 3a3HA4€HO, 1110 Ha ITICTaBl BJACHOTO JOCBIIY Ta aHATI3y JOCBIAY
KOJIeT 3 1HIIMX pEerioHIB, MOXXHa 3pOOUTH BHUCHOBOK, IO HAWOUIbII BXKUBAHOIO
MeauuHo TexHosoriero JikyBanHss CMA II Tta Il tumiB B peanbHid KIIHIYHINA
OpakTUIll B VYKpaiHi € BUKOPUCTAHHSA MYJbTUIUCUUIUIIHAPHOI JOMOMOTH Ta
HaWKpanoi miATpUMYIO4oi Teparii, 0 BKJI0Ya€e B ce0e KOHTPOJIb CUMITOMATHKH,
npodiIaKTUKY YCKJIaJHEHb pa3oM 13 3a0e3MeUYeHHSM TICHUXOJIOTTYHOI MATPUMKHU 1
COIIIAIBHOTO CYIIPOBOJTY 1 € OCHOBOTO JJISI TOCSTHEHHS XOPOIIOi SKOCTI ®KUTTS. [IpoTe
miaTpumyrouda teparid npu CMA He MOe 3MIHUTH CTaH OCHOBHOT'O 3aXBOPIOBAHHS 1
Mae Jy>)ke OOMEXEHHMI BIUIMB Ha IMOKpAlIeHHS pyXOBUX (PYHKIIA abo B3arami He
BILJTUBAE HA HHOTO.

B Toif xe uyac Ha ChOrOJHI JIKapChKHUM 3aci0 HYCIHEPCEH 3apeecTpOBAaHO B
VYkpaini Ta OyB 3aKyIJICHUN 3a OIOJKETHI KOIITH JJIs JIIKyBaHHS naiieHTiB i3 CMA y
M. KuiB. 3a indopmariero, Hananoro KHIT «KuiBcbka Michbka quTsAYa KII1HIYHA JTIKApHS
Nel» 3a mporpamoro «310poB'Ss KusiH», MouynmHar4u 3 jaucronana 2021 poky Tta
YaCTKOBO MUISIXOM TyMaHiTapHoi jomomoru y 2022 poiri, mpenapatr HyCiHEpCEH
orpumMyBaio 9 nireir (24% Bix 3aranbHOi KUTbKOCTI marieHTiB 13 CMA y M.Kuis).
02.05.2023 omy6sikoBaHO BHCHOBOK yIOBHOBa)XEHOT'O OPraHy 3 JEP>KaBHOI OLIHKH
MEIMYHUX TEXHOJOTIM I JIIKApChKOro 3aco0y HYyCIHEpPCEH, JiIe PEKOMEH]I0BaHO
PO3IJISHYTH MOKJIUBICTh TPOBEICHHS IEPEroBOPIB MO0 JOTOBOPIB KEPOBAHOTO
noctymy. Jlikapchbkuii 3aci0 HYCIHEPCEH B)KE€ aKTUBHO BUKOPUCTOBYETHCS B CBITOBIM
KJIIHIYHIA MPaKTHLIl Ta MiJJIsrae peiMOypceatii B pi3HUX KpaiHax.

Takum ymHOM, Oepyuu A0 yBaru KIIHIYHY NPAKTUKY B YKpaiHI Ta B CBITI,
3asIBHUKOM OyJI0 00paHO JJi KIIHIYHOTO Ta (PApMaKOEKOHOMIYHOIO aHalli3y [Bi
HAaCTyNHI MEIUYHI TEXHOJOrii MOpiBHAHHA: Kommnaparop Nel - Haiikpaiua
MIATpUMYIOYa Tepanis; komnapatop No2 - JikapchbKuil 3aci0 HYyCIHEPCEH.

Vnoenoeaosicenum opeanom npogeedeno  eepughbikayitinuil  ananiz - udOOpy
KOMHnapamopie 8i0nogioHo 0o pexomenoayiu Hacmanoeu ma ecmanoéneno nacmynte.

Ha momenm nposedenns oepocasrnoi OMT siocymui 3ameepodiceni cmanoapmu
MeOUYHOI O0NOMO2U, YUHHUL VHIQIKOBAHUU KAiHIYHUL npomokoa nikyeanns CMA &
Vipaini. Bionogsiono 0o pexomenoayiti Hayionanenoco koucencycy wooo
oiazHOCMUKY, NIKY8AHHA Ma NPOGINIaKmuKy cnaokosux Hep8oso - M's1308ux po3nadis,
wo pospobaeni 3a iniyiamueor boneapcvkoeo mogapucmea Hep8o8o-M'A308ux
3axeoproeanb ma boneapcvkoco mosapucmea oumsauoi Hegponozii, ncuxiampii ma
ncuxonoeii pozsumky, 2021 (National consensus on diagnosis, treatment and
prevention of hereditary neuromuscular disorders, 2021'*) ona aikyseanus nayienmie
i3 CMA y ceimi € mpu nikapcbKux 3acoou: OHAceMHo2eH abenapeoset, HyCinepceH ma
pucouniam. B moii oce uac, 32i0no pexomenoayiu KepisHuymea 00 MidkCHAPOOHUX

Yhttp://iwww.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-
neuromuscular-disorders.pdf

10
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cmanoapmig nikyeanus CMA, 2017 (A Guide to the 2017 International Standards of
Care for SMAY), nesanescno 6i0 mozo wu ompumye nayieum meouKaMEHMO3HE
JUKYBAHHS, HAUKpAwa NIOMpUMyoya mepanis € 0CHOB0I0 05 00CASHEHHs HAUKPawoi
MOJNCIUBOL AKOCMIL HCUMML.

3a danumu deparcasHo2o peccmpy JiKApCbKux 3aco0ie 6 Yxkpaini 3apeecmpo8ano
2 nikapcovKkux 3acoou, a came pucouniam ma HyciHepceH OJisl TiKY8aHHs NAYIEHMIE i3
CMA. Bionogiono oo nakazy MO3 Yxpainu 6io 20.10.2023 Ne 1837 "llpo enecemnns
3MiHU 00 Haka3y Minicmepcmea oxoponu 300poe’s Yxpainu 6io 12 aucmonaoda 2021
poky Ne 2521" nynkmom 1 Haxazy nepeobaueno ymeopenHs nepe2o8opHoi epynu 3
nUmManb 002080pi8 KepoB8AHO20 00CMYNY Ma NOYAMOK NPOBEOeHHs nepe2o8opis O
JIKAPCbKO20 3Ac00) HYCIHepCeH.

YV 6i0nogiob na aucm-3anum YnoGHOBANCEH020 Op2aHy 00 3AKIA0i8 OXOPOHU
300po6’a kniniuni ¢haxieyi J[V “Incmumym mnesponoecii, ncuxiampii ma HaApxono2ii
Hayionanvnoi axaoemii meouunux wuayxk Yxkpainu”, HIACJI “Oxmamoum” MO3
Vipainu ma KHII “Kuiscbka micoka oumsada Kiiniyna aikapua Nel ” 3aznauaromo, wjo
Marmv 00C8I0 3aCMOCYB8AHHI 080X JIIKAPCbKUX 3ac00i6 pucouniam ma Hycinepcer. Ha
oymKy ¢axisyie /Y “Incmumym nesponoeii, ncuxiampii ma Hapkonozii HayionanvHoi
akaoemii MeOuyHux Hayk Ykpainu’, cymmesoio nepesazor0 pucouniamy €
NepopanbHUll ULISIX 88€0€HHs, WO OyHce CNPOWYE BUPIULEHHS SIK MeOUYHUX, MaK i
opeauizayiunux numans. B moil oce uac, b6acamo xeopux abo ix RNiKIY8ANbHUKIG
Haoaroms nepesacy HyCiHepceHy, OCKLIbKU GiH He nompedye WoOeHHO020 8HCUBAHHSL |
0OMPUMAHHA YMO8 30epicanHs eooma. 3a danumu gaxieyie HICJI “Oxmamoum” &
Vipaini nixysanns CMA pucouniamom ma HyciHepcenHom 0Y10 po3nouamo GJimky
2020 poky: HyciHepceH 3a KOUIMU MIicCyesux 0100xcemis, pucouniam 3a npocpamoro
parHbo20 docmyny 0o nikyeanusa “Jliku 3i cniewymms”. Hapa3si eubip npenapamy 6
Vipaini 3anexcums cymo 6i0 O0ocmynHocmi 00 JNiKY8AHHSA MA CHPOMONCHOCHII
3aKynieeis.

3a oanumu enekmponnoi cucmemu nyOIYHUX 3aKynigens Prozorro ecmanoeéneto,
wo cmanom Ha 2021 pix [lenapmamenmom oxXopoHu 300p08'si BUKOHABHO2O OP2SAHY
Kuiscoxoi micoxoi paou 6yno 3axynieno 21 ¢hnaxkon wuycinepceny, y 2022 poyi - 16
¢naxonis, 6 2023 poyi - 15 ¢hraxonis 3a nanpsmom “Jlikapcoki 3acodu 01 X60pux Ha
CRIHAILHY M'9308) ampoghiio”

3a pe3ynbmamamu NpoeedeH020 aHANI3y BCMAHOBIEHO, WO HAUKpAWa
niompumyoua mepanii € NOMOYHOKW NPAKMUKOI JIKY8AHHS mMa HAUuOLIb
NpU3HAa4y8anor) mepaniclo 8 YKpaini, 6 mou Jce uac HYCiHepceH Hapasi
3ACmMOCO8YEMbCSL Y HeBeaUKOI Kinbkocmi nayienmie 8 Ykpaini. Omoice, 8paxogyroyu
8UWeCKA3aHe, YNOBHOBANCEHULl Op2aH B8aANCAE NPUUHAMHUM BUOID HAUKpAUoi
nIOMpUMYI040i mepanii K OCHO8HO20 KOMNApamopa ma 8ubip HyciHepceHy 8 pamKax
000amK0B8020  AHANI3Yy KIIHIYHOI eghekmuenocmi, Oe3neku ma eKOHOMIUHOL
OOUIIbHOCII.

15 https://www.treatsma. uk/wp-content/uploads/2019/07/A-Guide-to-the-2017- International-Standards-of-Care-for-SMA. pdf
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Indopmania mogo mOpiBHAIBHOI KJIHIYHOI edeKTHBHOCTI Ta Oe3neKku
3a5IBJIEHOT0 JIIKApChKOI0 32c00y HAaJJaHA B 10ChE:

SIk 3a3HAa4YEHO B JIOCHE, JUIsl MIPOBEJCHHS MOPIBHSIHHS KIIHIYHOI €()eKTUBHOCTI
JKapChKOTO 3aC00y PUCAUILIAM 3 HAWKPAIIOIO MiATPUMYIOYOIO TEPAIi€l0 Y Malli€HTIB
3i CMA 1II Ta wHeamOynatopHoro III TumiB BHKOpUCTAaHO pE3yJIbTATU
0araToleHTPOBOrO, MMOJABIIAHOTO CJIIIOTO, PaHIOMI30BaHOTO, rianedo-
koHTposnsoBaHoro, Gasu III mocmimxenns SUNFISH wactuna 2, NCT02908685
(my6uikanii Mercuri et al., 2022 ta Oskoui et al., 202317).

Hocmimxennss SUNFISH uactuna 2 (my6umikauist Mercuri et al., 2022) 111 ¢a3zu
Oysio 6araToleHTPOBUM, PaHJIOMI30BAaHUM, IJ1ale00-KOHTPOILOBAHUM Ta IOJBIMHO
3aCIIUICHUM. YYaCHUKaMH JTOCIHIKEHHs OYyJIHM MaIl€eHTH BIKOM Bif 2 70 25 pokiB i3
reHeTUYHO miATBepkeHot0 5q-CMA. Ilamientu 0ynu HeaMOynaTOpHUMU (TOOTO HE
MOTIJIM XOJUTH 0€3 CTOPOHHBOT JOMOMOTY Ha >10 M); MOTJIM caMOCTIHHO cuiTH (6an
>]1 3a myHKTOM 9 BHMIpIOBaHHS 3a IIKaJIOK MOTOpHHUX ¢GyHKUiH MFM32); 3a
MIITPUMKA OAHIE€T a00 JBOX BEPXHIX KIHIIBOK 30€piratd CHASYE TOJIOKEHHS
MPOTIArOM 5 CEeKyHJ; Majld NpHHANMHI 2 0anu y BXIJHOMY IYHKTI MOAM(IKOBAHOI
mkanu RULM (to6To morau nigHecty 1 ado 2 pyku 10 poTa, aje He MOTJIU MITHATH
200 r Barm 10 poTa), Majld HEraTUBHMM TECT Ha BariTHICTb 1 IOTOJWINUCH
JOTPUMYBATUCh 3aXOJIB IIOAO 3aroOiraHHs BariTHOCTI. KpuTepiiB BUKIIOUEHHS,
MOB'SI3aHUX 13 CTYIEHEM CKOJII03Yy, KOHTpPaKTypamH, MiATPUMKOIO TOAYBaHHS abo
HEIHBA3MBHOIO BEHTWJIALIEI0 He Oyio. [lamienTn Oynu BUKIIOYEHI 3 JIOCIIDKCHHS,
AKIIO0 BOHU OTpuMyBaiii SMN2-tapreTHy Teparito abo reHHy Teparnito. BilmoBigHo
710 TIPOTOKOJTY, BCl MAIlI€EHTH JOTPUMYBAJIUCh YHHHUX MDKHAPOJHUX PEKOMEHIAIIN
11010 JOTJIsA Y manieHTiB i3 CMA.

YyacHuku Oyiau BHUMNAJAKOBUM YHWHOM pO3MOAUIEHI JUIsi OTpUMaHHS abo
pucaurmiamy ado miaredo (B criBBigHOIIEHH] 2:1) 1 cTpaTtudikoBaHi 3a BikoM (y BiIll
2-5 pokiB, 6-11 pokiB, 12-17 pokiB i 18-25 pokiB) 3a TOMOMOTOF0 KOMII'FOTEPHU30BaHOI
IHTepaKTUBHOI (aBTOMaTU30BaHO1) CUCTEMH BiinoBial. PangomizoBano 180 marieHTiB,
3 HuX 120 maifieHTiB B rpyny pucauriamy ta 60 naiieHTiB B Ipyiy miameoo.

JlocnmipkeHHsT Majlio OJIHY TEpPBUHHY KIHIIEBY TOYKY Ta WIICTh KIFOUYOBUX
BTOPUHHHX KIHIIEBUX TOYOK, III0 PA30M YIIOPSIIKOBaH1 y IIICTh ciMecTB (anr1. family)
JUTsE 3a0€3TeYeHHS 1€papXIYHOTO CTATUCTUYHOTO aHaTi3y.

[lepBuHHa KiHIIeBa TOUYKa (ciMeicTBO 1) - 3MiHa BiJl 0a30BOTO piBHS y Oasiax 3a
MFM32 na 12 micsrii 1j1st pucauIuiaMy y OpIBHSIHHI 3 M1ane0o (BUI Oanu BKa3yloTh
Ha Kpamly pyxoBy @yHkuito). MFM32 wmictute 3 nomenu: DI - crosHHS Ta
nepemimieHHs, D2 - akcianpbHa Ta nmpokcuManbHa QyHKIig, D3 - guctanpHa pyxoBa
byHKIIIS.

BTopuHHUMU KiHIIEBUMHU TOUYKaMU OYIIH:

- YacTKa MAall€HTIB, K1 JOCITIM 3MIHU BiJ 0a30Boro piBHA y Oanax 3a MFM32
Ha > 3 Ha 12 Micsii s pucauIiiaMy y MOpiBHSHHI 3 11ane6o (CIMEencTBo 2);

16 https://pubmed.nchi.nim.nih.gov/34942136/
17 https://link.springer.com/article/10.1007/s00415-023-11560-1
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- 3MiHa Bija 0a30Boro piBHA y 6anax 3a RULM Ha 12 wmicsms 1id pucaumiamy y
MOPIBHSHHI 3 TU1aredo (CiMeincTBo 3);

- 3MiHa BiJ 6a3oBoro piBHs y O6anax 32 HFMSE na 12 micsui mist pucaumiamy y
MOPIBHSIHHI 3 TUIanedo, a TakoX 3MiHa BiJ 0a30BOr0 HAWKPAIIOro BiJCOTKOBOTO
IPOrHO30BAaHOTO 3HAYEHHS B (hOpCcOBaHii KUTTEBIM €eMHOCTI JiereHb (DXKEII) na 12
MICSIIT JJIsI pUCIUILIAMY Y TIOPIBHSIHHI 3 11ae0o (CIMEUCTBO 4);

- 3MiHa BiJ1 6a30BOro piBHs y Oanax mo mkam HezanexHocti CMA (anrin, SMA
Independence Scale, SMAIS, noimomieHil AOrIsgaaIbHUKAMU/TAIlEHTaMH, Ha 12
MICSIIT JJIsI pUCIUILIAMY Y TIOPiBHSIHHI 3 11aie0o (CIMEMCTBO 5);

- YaCcTKa MaIl€HTIB, OI[IHEHUX KJIIHIIMCTOM SK TaKUX, 1110 MAIOTh IMOKPAIIICHHS, 3a
IIKAJIOI0 KIHIYHOTO 3arajJibHOTO BpaxkeHHs mpo 3minu (anra. Clinical Global
Impression of Change, CGI-C) na 12-My Micsi /Ui PUCIUIUIAMY Y TOPIBHSAHHI 3
mane6o (CiMecTBo 6).

Pe3yabTaTu n10CaigKeHHs

Pe3ynbTaT mepBHHHOI KiHIEBOI TOYKM IOKa3aB, IO CEPEOHS PI3ZHULS MIX
3arajJpHUM OasioM 3a mkanoro MFM32 Ha nodatky gociipkeHHs Ta yepe3 12 micsuis,
o04YrclieHa METOJIOM HalMEHIINX KBaJapaTiB CTaHOBUJA

Pe3ynpTaT BTOPpUHHMX KiHIEBHX TOYOK Ha 12 MicCSIb JOCIIKCHHS HaBEICHI
B Ta0JIMII 3.

Tabauus 3. Pe3ynbTatil BTOpUHHUX KIHIIEBUX TOYOK Ha 12 Micslb JOCTIIKEHHS

Kinnesa Touka Pucaunnam [Tnane6o (n=60) Pi3nunsg mixx rpynamu a6o
(n=120) OR (95% ClI)

YacTka Maii€eHTiB 31
3MIHOIO OaJa 3a
mkainoro MFM32 > 3
OJVHMIII BiJT 0a30BOr0O
piBHs

3MiHa Big 0a30BOTO
piBHS y Oanax 3a
RULM

3MiHa Big 0a30BOTO
piBHS y Oanax 3a
HFMSE

3MiHa Bifg 0a30BOr0

piBHA y Oanax 3a
SMAIS
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svinasncoooro | I | DN |
HalKpanoro
BIZICOTKOBOI'O
MIPOTHO30BAHOT'O
I I

3HauenHsa OXKCIT*

O1iHKa 3a MIKAJO
CGI-C

* oyinxa 6yna npoeedena 01 nayicumie > 6 poxie

3assBHUKOM 3a3HA4Y€HO, 110 OyJIM JTOCATHYTI 3HaYHI PE3yJIbTaTH, 1110 CB1IYaTh Ha
KOPUCTh PUCAUILIAMY JUIsl IEPUINX JBOX 13 IIECTU KJIFOUOBUX BTOPUHHMX KIHIIEBHX
TOYOK B 1€papXiuHOMY TeCTyBaHHI (TOOTO ciMelicTBa 2 1 cimericTBa 3). biibia yacTka
oci0 y rpyni pucauIUiaMy Maja MOKpallleHHs 3arajbHoro nokasiuka MFM32 na > 3
OamB BII 0a30BOro piBHA, HDK Yy TIpynl mmiane6o. 3HayHa PI3HUALS TaKOX
cnocrepiraiacsi y 3MiHI Bl 0a3oBoro piBHsA y Oamax 3a RULM Mix rpynamu
pucauIiaMmy Ta miare6o. J{s cepennboi 3MiHu Bij 6a3oBoro piBHa y 0anax 3a HFMSE
HE CIIOCTEPIrajgocs CTATUCTUYHO JOCTOBIPHOI PIZHUII MIX Tpynamu, 0OYMCIEHOIO
METOIOM HaMEHIIUX KBaApaTiB. He3HauHe 3MEHIEHHS HAMKpaloro BiJICOTKOBOIO
nporHo3oBaHoro 3HaueHHs OXKEJI Ha 12-my Micdni croctepiraigocst B 000X rpymnax,
OJIHaK CTaTUCTUYHOI PI3HHULI MIX rpyllaMy pUcaUILIamy 1 mianedo He Oyno. Tum He
MEHIII, y TpYIl PUCAUIIIAMY BIIMIYAJIOCh CYTTEBE MOKpPAILEHHS PIBHS 3a IIKAJIOIO
SMALIS, mipo sike MOB1AOMJISUTH JOTJISAAIbHUKY Ta MAIIEHTH, TIOPIBHSHO 31 3HIHKCHHSIM
OaiiB B rpyni 1iamne6o. bimbia yacTka maiieHTIB y TPyl pUCAMILIAMY TTOKpalluiia
riiobanbHe 310poB's, BuMipsine 3a mkanoto CGI-C Hix y rpymi 1uiaie6o.

B nocee Takox HamaHi pe3ynbratu gociipkenas SUNFISH wactunu 2 yepes 24
MICSIIi CHOCTEpeXEeHHs, o onmcani B mybumikamii Oskoui et al., 20238, Ilicns
3aBepIICHHS 12-MICSYHOTO NEPioly BCl MALIIEHTH OYyJM MEpEeBEACHI Ha PUCAUILIAM Y
3acmiluieHoMy pexuMi. i1 TmamieHTiB, SKI CIOYAaTKy MNpUHAMaId pUCIUILIAM,
pesynbrati Ha 12, 18 1 24 micaui Oynu migcymoBaHi. [[is mamieHTiB, AKi CIIOYATKY
OTpUMYBaJU IUIae00, CKOPUTOBAaHWN BUXIJHUN piBE€Hb (BU3HAUYECHUU SK OCTAHHE
BHUMIPIOBaHHS Mepe]] MEPUIO0 03010 PUCAUILIAMY ) BAKOPHCTOBYBABCS ISl aHAJI3y Ta
M1JICYMOBYBABCSl pe3yJbTaT Ha 12-My Micsll JIKYBaHHS pUCAUILIaMOM (TOOTO Ha 24-
MY MICSIIl JOCIIIJIPKSHHS).

OTxe, 3a pe3ynbraTaMu 24-MiCSYHOTO CIIOCTEPEKEHHS Y MAIIIE€HTIB, K1 CIOYaTKy
OTPUMYBAJIU PUCIUILIAM, cepeHs 3MiHa y Oaax 3a MFM32 na 24 Micsis cTaHOBHIIA
1,8 (95% CI Bix 0,7 mo 2,9). 3aranom 58% maiiieHTiB BiIuysu cTadii3alio y 0anax 3a
MFM32 (3mina > 0), a 32% nocsriu nokparieHHs y 6amnax 3a MFM32 na > 3 mics 24
MICSIIIB JTIKyBaHHS PUCIUTLIIAMOM.

[Toxasnuku nomeniB MFM32 mokazanu mokpamieHHs uepe3 24 wicami 13
cepenHboro 3MiHOI0 Bi BuxiaHoro piBHs 0,4 (95% CI Big -0,1 go 1,0) y D1 (crosinus
ta nepecyBanns), 1,1 (95% CI Bix - 0,8 no 3,0) y D2 (npokcumalibHa Ta akciajibHa

18 https://link.springer.com/article/10.1007/s00415-023-11560-1
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dyskiis) ta 6,3 (95% CI Bix 4,2 no 8,3) y D3 (auctanbHa GyHKIS) y TAIl€HTIB,
paHIOMI30BaHUX Il MPUHOMY pHUCAHMIUIAMY uepe3 24 Micdlll; HPUPICT TaKOX
crocTepiraBcs it KOMOIHOBaHUX Moka3HUKiB momeny (D1 + D2 1 D2 + D3). V 59%
MAI€HTIB, SKI CIOYaTKy OTPUMYBAIIM IUIanebo, BinOysacs crabimsamis y Oanax 3a
MFM32 (3mina > 0) micnsa 12 MicsiiB JiKyBaHHS pucauruiamom, a 16%
IPOJIEMOHCTPYBAJIH MOKpalieHHs. 3MiHa B 6a30Boro piBHs y 6anax 3a MFM32 y nux
nanienTiB cranoBuia 0,1 (95% sin Cl Bix - 0,7 no 0,8) ns D1, - 0,3 (95% CI Bin - 2,2
1o 1,5) nna D2 ta 2,0 (95% CI Bix 0,4 no 3,5) nia D3 Ha 24 micsi.

3a pe3ynbTatamu olliHeHuMHU 3a mikanoro RULM naitienTy 1 B rpyni pucaumniamy
1 B TPyIIl Mepexoy 3 miamnedo Ha pUCAUILIAM JOCITIIM MOKpaIeHHS yepe3 24 MicsIIl.
52% marfieHTiB JOCSTIN 3HAYHOTO MOJIMIIEHHS > 2 B Tpymi pucaumiamy 1 34% — B
rpyni nepexoay 3 Iuianebo Ha pucauruiam. MoTopHa (YHKIS BEpXHIX KIHLIBOK
MPOIOBXKYBasa MoKpanryBaTucs Mix 12 1 24 Micsismu: 3a 24 micsill cepeaHs 3MiHa y
6anax 3a RULM Bix 6a3oBoro piBHS B TpyIl pUCAUILIaMy cTaHoBwia 2,8; 52%
MAaLIE€HTIB JOCITIM KIIHIYHO 3HAYyIIOro mokpamieHHs y 6anax 3a RULM ( >2 Oanis
B1J1 BUX1JHOTO PiBHSI) 3a 24 MiCSII].

Cepennst 3MiHa BiJ 0a3zoBoro piBHs y Oamax 3a SMAIS-ULM, 3BiToBaHiii
JOTsiAaIbHUKAaMU, Ha 24 MICSIll CHOCTEepekKeHHs ckiana 2,7 OamiB B TIpylli
pucauruiamy 1 1,6 6aiiB B rpyIi nepexoay 3 mianedo Ha pucaumiaMm. CepenHs 3MiHa
Bl 6a3zoBoro piBHsA y Oamax 3a SMAIS-ULM, npo skuil MOBIAOMIISUIM TIALIEHTH
(Tinbku A nanieHTiB 12 pokiB 1 crapiie) cranoBuia 0,8 6aitiB B rpyIi pucauIuiamy 1
0,6 6aiiB y maIi€HTIB, K1 MepeUIUIH 3 TUIale00 Ha PUCTUTIIAM.

3a pesynbraramu  24-MICSYHOTO CIIOCTEPEKEHHS, 3asgBHUKOM 3pOOJICHO
BUCHOBOK, III0 JIIKyBaHHS PHUCAWIJIAMOM B IIMPOKIA 1 KIIHIYHO HEOJHOPITHIN
MOMYJISALIT HAllEHTIB - IITeH, MATITKIB 1 TOpOCIUX 3 mi3HIM noyatkom CMA 1 pi3HOi
TPUBAJIOCTI 3aXBOPIOBAHHS MPU3BEIIO /10 MPOJAOBKEHHS KITHIYHO 3HAUYIIUX YCIIX1B B
pyxoBiit ¢yHukuii. Ile Oyno mponemoHcTpoBaHo mnodinineHHsIMU (32% malieHTiB) 1
crabimizariero (58% mnarienTtiB) y Oanax 3a MFM32 na 24 micsii 1 nigTBEpIKEHO
nporpecuBHUM noninmeHHsM 3a RULM ta SMAIS-ULM. IpupicT pyxoBoi ¢yHKIii,
IO CIIOCTEPIraeThes Micis 12 MICSAIIB JIIKyBaHHS PUCIUILIAMOM, MiATPUMYBABCS a00
MOJIMIINYBaBCsS IicHs 24 MICAIIB, IO MATBEPKYE IepeBary JOBIOCTPOKOBOIO
JTIKyBaHHS pUCIUIIaMOM. TakuMm YHUHOM, pe3ynbTatd YacTuHU 2 JOCHITKEHHS
SUNFISH nemMoHCTpYIOTh KJIIHIYHO 3HAYYIIl MEepEeBaru PUCAUILIAMY JUISl JIIKyBaHHS
mitedt, mmamiTkiB Ta gopociaux 3 CMA II ta III HeamOynaTopHOTO TUITY MOPIBHSHO 3
BIJICYTHICTIO HOTO BUKOPUCTAHHS.

O1iHKy SIKOCTI BIAMOBIAHUX MyOJTiKaliif BUIPOOYBaHb MPOBEACHO 3a IOIIOMOT OO
aucTa OIiHKM HarioHaapHOro 1HCTUTYTY 370pOB’Sl Ta JOCKOHAJIOCTI MEIUYHOT
nonoMoru Benukoi bputanii (The National Institute for Health and Care Excellence,
NICE) st panioMizoBaHUX KITHIYHUX JoCITimKeHb® Ta BCTAHOBJIEHO, 1110 YaCTHHA 2
nociixeHHss SUNFISH mae HU3bKUIM pU3UK yHIEPEIKEHOCTI.

19 https://www.nice.org.uk/process/pmg6/resources/the-guidelines-manual-appendices-bi-2549703709/chapter/appendix-c-methodology-
checklist-randomised-controlled-trials
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[Ipu mpoBeneHHI MNOPIBHAJIBLHOIO aHANI3y KJIHIYHOI e()eKTHUBHOCTI
PHMCIMIIIAMY Ta HyCiHepCeHY 3asBHUKOM Oylio 3a3HAu€HO, 110 OCKIJIbKU HE ICHYE
npsimoro (anri. head-to-head) moOpiBHSHHS paHAOMI30BAHUX KOHTPOJIHOBAHUX
TOCIIKEHb PUCAUIUIAMY TIPOTH HYCIHEpCEHy, 3rigHO 3 BuUMoramu HacrtanoBu Ta
pekomenpaaiii Cochrane, NICE Ta iHIIMX OpraHiB OIIIHKM MEIUYHUX TEXHOJIOTIH,
PO3TJITHYTO BUKOPUCTAHHS HEMPSAMOrO TOPIBHAHHS JiKyBaHHsA (aHri. indirect
treatment comparison, ITC).

J1J1st 3711iICHEHHSI HETIPSIMOTO MOP1BHSHHS PUCAUILIaMy Ta HyciHepceHy npu CMA
II Tuny 1 HeamOynatopHoro III tumy Oyno oOGpanHo 2 peneBaHTHI JOCIIIKCHHS:
SUNFISH uwacTtuna 2 i pannomizoBaHe, OJABIIHE ciille, KOHTPOJIbOBaHE (DIKTUBHOIO
mporenypoto, gochimkeHHs HyciHepceny ¢aszu Il CHERISH. Yepes Bemuky
TeTEePOreHHICTh (PaKTOpiB, $KI BBAXKAIOTHCS IMPOTHOCTUYHO BaXJIUBUMHU IS
pe3ynbTaTy, TAKUX SIK BiK, BUX1JTHA MOTOpPHA (DYHKIIIS 1 HASIBHICTh BaKKOT'O CKOII03Y,
crangaptHe gociaimkends Bucher ITC, mo nopiBaioe Bcto nonyssiito SUNFISH Part
2 3 CHERISH, ne Moxe Oytu mpoBeaene. Tomy s 3MEHLIEHHs AucOalaHCy B
Moau(dikatopax ePpekTy MDK JBOMA JOCHIKEHHAMH OyB OOpaHUil SKIpHUN HiAXia
HETPSIMOTO MOPIBHSHHS 3 KOpUTryBaHHIM BiaMinHocTeit (Matching-Adjusted Indirect
Comparison, MAIC), mo onucano y ny6mikamii Ribero et al., 20212,

ITicist kopuryBaHHs BIJMOBIIHOCTEH pPe3yJbTaTH OIIHIOBAIMCH 3a 3MIHOIO BiJl
6a3oBoro piBHs y 6anax 3a RULM Tta 3MiHOM0 BiJ 6a30Boro piBHs B 6amax 3a RULM >
2 GaniB. 3asBHUKOM 3a3Ha4€HO, 110 npoBecTd MAIC criibHOT KIHIIEBOT TOUKH, a caMe
3MiHU BiJl 0azoBoro piBHs y Oanax 3a HFMSE HeM0xIHMBO, OCKUIBKM TPUITYIIICHHS
I0JI0 TIOPIBHAHHOCTI KOHTPOJBHUX TPYH OYJI0 MOPYIIEHO.

O1iHKY BITHOCHOI €(PEKTUBHOCTI PUCAUILIAMY MTOPIBHIHO 3 HYCIHEPCEHOM 111010
pesyabTarieB RULM uepe3 12 wmicdiiB moka3aiu B I[IJIOMY MOKPAIIEHHS, OJHAK HE
BUSBWJIM CTATUCTUYHO 3HAUYIIO1 PI3HUII MK JIIKYBaHHAMHM. 3MiHA BiJl 0230BOr0 piBHS
B Oanax 3a RULM cknana 3,3 6anu 11t pucaumiiamy ta 3,7 — Ui HyCiHepCeHy, YacTKa
BianoBigauiB 3a RULM Oyna 88% nns pucnumiiamy ta 66% i HYCIHEPCEHY.
CepenHs pi3HUIIS y 3MiHI BiJ BuxigHoro piBHs: -0,49 (95% CI Big -3,33 10 2,53); 3mMiHa
BiJ1 6a30Boro0 piBHA B O6anax 3a RULM > 2 6amiB OR 2,64 (Bix 95% CI Bin 0 1o 117,94).
Pe3ynbraTi HENmpsiMOro MOPIBHSIHHS MPEICTABICHO B Tabuili 4.

Taboauuss 4. Pe3ynbTaTu OILIHKKM BiIHOCHOI €(EKTUBHOCTI PHUCIUIIIAMY
MOPIBHSIHO 3 HyciHepceHoM 3a RULM

MAIC nio miarpymi SUNFISH"

PesyabTart Komnaparop ESS 3mina Bix 6a3oBoro Piznnus 3 Cepennsi
(AOCJIIAKEHHS) piBHA KOHTpOJIeM pi3HMUSA MpOTH
KOMIaparopa

95% A

InTepBeHuisn Konr.
rpymna

2 https://becarispublishing.com/doi/10.2217/cer-2021-0216
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3miHa Bix Pucaurmiam 37,1 3,3 0,8 2,5 -0,49
©a30BOro piBHA (IMixrpyna (-3,33 o 2,53)*
B 3arajbHii SUNFISH)
KIJIBKOCTI OasiB . .
Hycinepcen 126 3,7 0,7 3,0 Pedepentumii
3 RULM (CHERISH)
PesyabTart Kommnapatop ESS YacrTka Bignosinauis OR npotu OR npotn
(AOCJIIKEHHSI) KOHTPOJIIO KOMIIapaTopa
: (95% J)
InTepBeHuis Konr.
rpyna
Bigmosigaui 3a Pucnummam 37,1 88% 64% 4.1 2,64
RULMT (ITigrpyma (0-117,94)*
SUNFISH*)
Hycinepcen 118 66% 56% 1,5 PedepenTtamii
(CHERISH)

“ Busnauaemuca sx nayienmu 3 SUNFISH vacmuna 2 y 6iyi 2 - 9 pokie na ckpuninzy, 3 3a2a1bHum
paxynkom HEMSE > 10 na 6azo08omy pieni i 6e3 8axicK020 CKONi03).

*n =989/1000 ycniwnux 3paskie nouamrkogo2o 3a8anmadicents (memoo bootstrap).

Y 3mina 6io 6azosozo pisus 6 kinvkocmi 6anie 3a RULM > 2 6anis.

OR > naoae nepesazy pucouniamy Hao KOMRApamopoM.

ESS: E¢exmuenuii po3mip eubipku

B n1ocbe 3asBHMKOM 3pO0JIGHO BHCHOBOK, IO €(EKTUBHICTh JIKyBaHHS
pucauruiamoM nanieHTis 3 CMA I ta Il HeaMOynaTopHOTrO TUIIIB BIKOM 2—25 3HaYHO
BHILIA [TOPIBHSHO 3 IJIALE00 1 € MOPIBHAHO €(PEKTUBHOIO 3 HYCIHEPCEHOM I[0/I0 3MIHU
B1J1 6a30Boro piBHs B 6anax 3a RULM Ta 3minu Bij 6a3oBoro piBHs B 6anax 3a RULM
> 2 OaiB.

Ilio uac nposedenns paxosoi excnepmuzu YHOBHOBANCEHUM OP2AHOM
NPOAaHANI308aHO THHOPMAYIIO HAOAHY 8 KIIHIYHOMY PO30ili 00CLE MA 8CMAHOBIEHO
HacmynHe. Haoani 3asenuxom pezynromamu oocnioxcenus SUNFISH uacmuna 2
(nybnixayin Mercuri et al, 2022%') nopisusnvuoi Kniniunoi egexmusnocmi
pucouniamy ma Haukpawoi niompumyroyoi mepanii uepes 12 micayie niKyeaHHs
NPOOEMOHCMPY8ANU KIIHIYHY nepeeazy PUCOUNIAMY I3 CMAMUCIUYHO 3HAYYULO0I0
PizHUYe0 W00 3MIHU 8i0 6a306020 pieHa Y banax 3a MEM32 obuucnenoi 3a memooom
HatiMeHWux Keaopamie Ha ; Hacmku
nayienmias 3i 3minoio oana 3a wikanorw MEFM32 > 3 6i0 euxionozo pisHs

ma 3MIHU

8i0 bazosoeo pieus y banrax 3a RULM

3MIHU 8I0 0A308020 pIiGHA Y
oanax 3a SMAIS i3 cmamucmuuno 3Ha4yuo1o pisHUYer HeCKOPUS08aHO20 3HAYEHHS D,
cepeOHsl pi3HUYs 8 3MIHI HA

3a oOanumu 38imy KiiHiuHO20 OocniodcenHs (awnen. clinical study report),
iHhopmayis 3 aKo2o € KoH@iOeHyiliHoo, ¥ mabauyi 5 npedcmasieri pe3yibmamu

2 https://pubmed.ncbi.nim.nih.gov/34942136/
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cyb2pynogoco aHanizy nayieumis, AKI OMPUMY8AIU PUCOUNTIAM NOPIGHAHO 3
HAUKpAwow niOmpumyo4on mepaniero, 3a 3MIiHO0 810 0A308020 pPiGHA y 3A2allbHIl
kinbkocmi 6anie 3a MFM32, RULM ma HFMSE 6 3anexcnocmi 6i0 iKYy, msaiCKoCmi
3axeoprosanhs, muny CMA, kinbkocmi xonii 2eny SMN2.

Tabauysa 5. Pezynomamu cyoepynogoeo ananizy 3a MEM32, RULM ma HFMSE

Cyb6rpymna Kareropis MFM32 3miHa 6aiB RULM 3mina 6ami HFMSE 3mina
(95%CI), (95%CI), 6axnis (95%CI),

P - value P - value P - value

3aXBOPIOBaHHS*
oo | | |
o | | |
KimpkicTh komiit Teny 2 xomii _ _ _
SMN2

* Taoxckicmo 3axeopioéanus 6ionosioae b6azosomy 6arny MEM32 3a kéapmunsmu (Q1=37,50,

02=46,88 i 03=54,17)

Omoxce, 3a 3MiHOI0 8I0 6A308020 Pi6HS 3a2ANbHOI KIIbKOCMI 0AI6 3 WKALOIO
MFM32 pucounnam nopieHsaHo 3 HAUKPAWO0 RIOMPUMYIOU0I0 MEPANIEI0 0eMOHCMPYE
KIIHIYHY nepesacy i3 CMAamucCmuyHo 3HAYYWoI0 pisHuyero y pesyibmami y makui
cybepynax nayieHmis sK.
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Bapmo 3aysascumu, wo pezyromamu cyo6ecpynosux ananizie nayicHmie 3a 3MiHoI0
8i0 6a306020 pisHsA y 3a2anvbHill Kitbkocmi 6Oanie 3a wkanoio RULM oOewo
8IOpI3HAIOMbCA 8I0 pe3yrbmamie 3a wikanow MFM32, a came cmamucmuuno 3nauyua
pi3HUYsa y pe3yibmami Ha KOPUCMb PUCOUNIAM)Y NOPIBHAHO 3 HAUKPAUOHO
NIOMPUMYIOYO0I0 MEPANicro y NAYIEHMIB

3acanom  3a
3MiHOI0 6I0 0a306020 piens y 6anax 3a wkanrorw HFMSE y ecix cybepynax (sik,
msackicms 3axeoproeanns, mun CMA, kinekicmo koniu eewy SMN2) pisnuysa y
pe3yibmami  Npu  3ACMOCYBAHHI  NAYIEHMAMU — PUCOUNIAMY MA  HAUKPAwjoi
niompumyo4oi mepanii He 0y1a CMAMUCIMUYHO 3HAYYULOIO.

Pesynomamu 24-micaunoco cnocmepedicents npoo0emMoHCmpysanu cmaoiiizayiro
pyxXosux yHKyiti abo NOKpawjeHHs KIIHIYHUX CUMNMOMIB 5K 8 2PYNi NayieHmis, sKi
NnONnepeoHbO0  OMPUMYBAIU  PUCOUNIAM  (MOOMO  MPUBANICMb  3ACMOCYBAHHS
pucounnamy 24 micsayi) maxk i 8 epyni nayieHmis, wjo NONEpeoHbOo OMPUMYEATU
niayebo (moomo 12 micayie 3acmocyeamHsi niayebo, nicis 4020 nepexio Ha
3acmocy8ants pucouniamy npomseom Hacmynuux 12 micayig). Xoua eusnaueHum
KOMRapamopom y pamkax nposederHs 0anoi Oepowcasnoi OMT 6yno eusnaueno
HAUKpawy niompumyiody mepanito, pesyibmamu 24-miCAuH020 CNOCMEPeHCeHHs
BUCHOBKY NPEOCMABIEHO K 000amKo8y iHhopmayiro.

Vnosnosasicenum opeanom npogedena OyiHKa MemOOONO2IUHOI  AKOCMI
oocnioxcennuss SUNFISH 3a nucmom oyinku wo0o nposedenusn depowcasnoi OMT na
emani ¢haxoeoi excnepmuszu (0ooamok 2 Hacmanosu). Y oanomy oOocniosxiceHwi
BUBUAEMBCA YIMKO GU3HAYEHe KIIHIUHe HNUMAHHA, PO3N00il nayienmie 00 2epyn
JIKYBAHHS € PAHOOMIZ308AHUM, BUKOPUCMAHO AO0EK8AMHUL Memood po3nooiny 3a
00NOMO2010 KOMN'tomepu308anoi iHmepakmusHoi (a8momamu3zoeanoi) cucmemu
8ION0BIOI Ma NPUX08Y8AHHs, WNAXOM 3ICMABNIEHHS PO3ZUUHY NAAYeO0 ma pucOUnIamy
3a  KONbOpoM ma cmakom. Jlemoepagiuni xapakmepucmuxu nayieHmie €
CRIBCMABHUMU, 6CI YYACHUKU aHATI3ZY8ANUCH 6 MUX 2PYNax, 00 AKUX GOHU OYIuU
panoomizosari. 3aeanom 3a 12 micayie cnocmepedicenns i3 120 nayicnmis 3 epynu
pucouniamy 3 NAyieHmMie NPUNUHUIU OOCAIONCEeHHs, 2 NAYIEHMIE nepeluuiiu Ha
Hycinepcen, 1 nayienm nepeuiuios Ha HesusHaueHe JiKysanus. 3 60 nayienmis epynu
naayebo 1 nayicum npununug niKyeanns ma I nepeiiuios na Hycinepcen. Pezynomamu
npeocmasieHi  3a  yciMa — BU3HAYEHUMU KIHYesumMu moukamu. Bpaxosyrouu
guWecKazane, YNOBHOBANCEHUU OP2aH NO2004CYEMbCA 3 6CMAHOBIIEHOIO0 3ASA6HUKOM
BUCOKOI0 MEMOOOIO2IYHOIO AKICMIO OOCTIONCEHHS.

Topienanns pucouniamy ma Hycinepceny sionosiono oo nyoaikayii Ribero et al.,
20217 nposedeno 3 3acmocysanHaM nioXody HenpAMo20 NOPIGHAHHA 3 KOPUSYEAHHAM
siominnocmett (MAIC). Axipnuti nioxio MAIC € memooonoziuno 0b6epyHmosaHum,
nicas KOpUucy8amHs GIOMIHHOCMEU G6XIOHI OAHI 8UNA0AIOMb CNIBCMABHUMU, NPOMe
3MEHUIEeHHSL 2eMepPO2eHHOCMI MIJIC 2pYnamu NAyieHmie pucouniamy ma HyCiHepceHy

22 https://becarispublishing.com/doi/10.2217/cer-2021-0216
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npu3800ums 00 3MEHUIeHHsl KIIbKOCMI NOPIBHIOBAHUX HNAYIEHMIE 1 3MEeHUIeHHS.
NOMYAICHOCI CMAMUCMUYHUX OYIHOK.

3a pezynomamamu oyinku 3minu 8i0 6a306020 pieHs 6 Kinbkocmi banie 3a RULM
> 2 6anié pucouniam npooemMoHCmpy8as nepesacy y nopieusanti 3 Hycinepcenom (OR
2,64), npome oosipuuti inmepean (95% CI 6i0 0 0o 117,94) éxazye na Hnedocmammio
CMamuCmu4Hy 3Ha4yuicms PI3HUYL MIJC SPYRAMU.

Taxum uyunom, 8paxogyrouu 6nauU8 KOpe2y8anHs Xapakmepucmuk nayicHmis Ha
CMAMUCMUYHYy NOMYHCHICMb pe3ylbmamis, MONCIUBICIb NPOBEOEHHSI HENpPIMO20
NOPIGHAHHA Juwie Ol 080X KIHYesUX mMoO40K, a MaKodc HA HeOOCMAmHIO
CMamucmu4mny 3HAYYWIicmv  pI3HUYI  MINC 2PYNaMU, YNOBHOBANCEHUU OpP2aH
NO200HCYEMBCS 3 MBEPONCEHHAM 3ASA6HUKA NPO me, W0 3d pe3yTbmamom OYIHKU
BIOHOCHOI ehexmuenocmi pucoOuUnIamy HOPIGHAHO 3 HYCIHEPCEHOM HEeMONCTUBO
niomeepoumu abo cnpocmyeanu KIIHIYHI nepesasu mo20 4Yu [HUW020 JIKAPCbKO2O
3aco0y.

Ynosnosasicenum opeanom Oyau Haodiciaui aucmu i3 3anumamiu 00 KIiHIYHUX
Gaxisyis, AKi maroms 00C8I0 3ACMOCYBAHHA PUCOUNIAMY ONi AHANI3Y KIIHIYHOL
eghexkmusHocmi 3a561€H020 JIIKAPCbKo2o 3aco0y v nayicumis Yxpainu. Cneyianicmu
Y “lncmumym Heeponocii, ncuxiampii ma uapronoeii Hayionanonoi axademii
MeOuyHUX Hayk Ykpainu” 3a3nauaroms, wo KOpeKmHe Cni6CmaegienHs epeKmugHocmi
PUCOUNIAMY MA HYCIHEPCEeHY 3d GIACHUMU CHOCMEPEHCEHHAMU HeMOdCIuse, dje
obudsa nikapcvki 3acobu eghexmusni. Ha npaxmuyi noxpawenmns cumnmomis
CHOCMeEPI2aEmvCs Maudice 3a8xHcouU, aie 8aAdCIUBO nam'smamu, wo Oif JNiKApCbKo2o
3aco0y npoAGIAEMbCA NPUNUHEHHAM 3a2ubeni ICHYIOUUX MOMOHEUPOHI8, MOMY
meopemuyHo 3ax80PI08AHHs. Malo O npocmo nepecmamu npoepecyeamu. Yac, uepes
SAKULL MONCHA NOOAYUMUY nepuli 03HAKU 30IbUIeHHS CUTU MA GUMPUBATOCI, Ye KIIbKA
mudicHie (2 - 4 muocni). Cneyianicmu 3ayeaxcyromo, wWo HPU MeCMy8aHHI 3d
CMAaHOAPMHUMU DYHKYIOHAILHUMU WKAIAMU Y X8OPUX HA OYOb-Kill cmaodii X6opoou
3a3eudati 3pocmae 00'em pyxie 8 KiHYIBKAX, 3pOCmaAc cuia m'szie mynyba — 6oHu
NOYUHAIOMb 008ULe CUOTMU, YHOBILILHIOEMbCA PO36UMOK CKONLO3Y, SIKULO Ye X80pUli 31
CMA III muny, sxuii xoO0ums, 8iH NOKPAWYE NOKAZHUKU O-MU XGUIUHHO20 MECHLY
XOOiHHSL | He 8mpavae 30amHuicCmb 00 CAMOCMIUHO020 nepecysanus. Takooxc xeopi
NOGIOOMIAIIOMb  NPO  30LIbUEHHS  BUMPUBAIOCIE  MA  NOoJe2uleHHss Ol 3
CaMo00CY208Y8aAHHS - YUCKA 3018, BMUBAHHS, 00SA2AHH, NPULOM JiCi I M.O.

YV aucmi-8ionoeioi 6io I pomadcwvkoi cninku “Opganni 3axeoprosanus Yrpainu”
3a3Hayaemuvcs, wo bamoku nayicumis, xeopux na CMA esadicaroms, wjo 1iKy8auHs,
sKe € Hapa3i 8 YKpaini, 4y00680 nioxooumv 0 dimeu, 6OHU CIMAOMb CUTbHIUUMU 3
KOJMCHUM OHeM, 8nesHeHiule poosams 0esiKi pedi, NOYUHAmMb X0OUmu camoCcmiiHo,
cmaroms akmusHiwumy. JIiKysanns Oe3nepeyHo NOKpawyye cmax ma CUMIMOMU
nayienmis, y NOPIGHAHHI i3 CMAHOM, WO 0V8 00 JIIKYBAHHL.

Bapmo 36epuymu yeacy Ha kopomxuii nuayeb6O-KOHMpPOIbOBAHUU Nepioo
oocniodcennss SUNFISH wacmuna 2 (12 micayie) ma oocnioxcenns CHERISH (15
Micayig), WO 3YMOBIIOE  HEBUIHAUEHICMb U000 00820MPUBANOL  KAIHIYHOL
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epexmueHocmi pucouniamy NOPIiGHAHO i3 3ACMOCYBAHHAM HAUKPAW0i NIOMpuMyo4oi
mepanii ma HycinepceHy npu nikysauui nayienmie i3 CMA, 30kpema i 8 YkpaiHi.

Pe3yabTaTi aHasi3y 0e3neku 3asiBJEHOI0 JiKapchbKOro 3aco0y y MopiBHIHHI
3 HaWKpamow MIATPUMYIOUOIO TEpaIm€r MPEACTaBleHl 3a pe3yJbTaTaMu
nociimxeHHss SUNFISH wactuna 2 Ta HenmpsiMOro MOPIBHSHHS 3 KOPUTYBaHHSIM
BinMiHHOCcTe MAIC 115t mOpiBHSIHHS 3 JTIKAPCHKUM 3aCO00M HYCIHEPCEH.

B Ta6muii 6 HaBeneHo nmoOiuHi peakiii (xaii - [1P), 3apeectpoBani g0CIiKEHHI
SUNFISH wactuna 2, nepioj ciocTepexeHHs 12 MicsIIiB.

Tadoauus 6. [1o61uni peakiii, 3apeectpoBani B gociipkeHH1 SUNFISH yactuna
2, Iep10J1 CTIOCTEPEKECHHSI 12 MicsIIiB

Ioka3znuk Pucaumiaam (n = 120) | Ilmame6o (n = 60)
3aranpHa KibKicTh [1P 789 354

3arajipHa KiJIbKiCTh Mali€HTiB, KOTpi Manu > 1 1P 111 (93%) 55 (92%)
3arajgbHa KUIBKICTh MAIli€HTiB, KoTpi Mamu > 1 | 24 (20%) 11 (18%)

cepitoznux I1P

3arajipHa KUIBKICTD JIeTaJIbHUX BUIIAIIKIB 0 0

TIP, 1o moBigOMIISIIMCH HAKOIBII YacTO™

IHdexis BepXHixX TUXaTbHUX IIISAXIB 38 (32%) 18 (30%)
Hasodapusrit 31 (26%) 15 (25%)
ITipexcist 25 (21%) 10 (17%)
I'onoBHui OUTL 24 (20%) 10 (17%)
Hiapes 20 (17%) 5 (8%)

broBanHs 17 (14%) 14 (23%)
Kamrenn 17 (14%) 12 (20%)
Bponxit 8 (7%) 10 (17%)

Cepiiozsi [1P, 10 moBigoMisuics HaOLIBII yacro'

ITaeBMOHIS 9 (8%) 1 (17%)
l'actpoenreput 2 (2%) 2 (3%)
Bakrepiemis 2 (2%) 0

I'pun 2 (2%) 0
[lipekcis 2 (2%) 0
Iadexkuii nerenis 1 (1%) 1 (2%)

1P, sixi moBigOMIISITUCE Ha >5% 4YacTile B rpyIi pUCAUILIIaMY, HIX Y TPy 1arne6o
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[ipexcisi 25 (21%) 10 (17%)
Hiapes 20 (17%) 5 (8%)
Bucun§ 20 (17%) 1 (2%)
Bupasku poToBOi IIOPOKHUHM i aTO3HI BUPa3KH 8 (7%) 0
Indexuii ceuoBuBigHuX nuxis’ 8 (7%) 0
Aprpanris 6 (5%) 0
CepiiosHi [1P, sxi noBimomisuiucs Ha >5% gacrTilue B rpyni puCAUITIaMy, HDK y TpyIi miianedo
[THeBMOHIS 9 (8%) 1 (2%)
[Namientn 3 npuHaiimMHi ogHuM [1P

I1P, noB's13aHi 3 JIiKyBaHHAM 16 (13%) 6 (10%)
IIP, moB's3ani 3 mikyBaHHSM Ta ski mpu3Benmu o | 0 0
MIPUITMHEHHS Teparrii

1P, noB's13aHi 3 JiKyBaHHIM Ta SKi Ipu3Besan 10 3MiHu | O 0

JI03U 200 IepepuBaHHs Teparrii

Cepiiozui [1P, moB's13aHi 3 mikyBaHHSM, siKi mpu3Besw A0 | 0 0
NPUIUHEHHS Teparii

3arajpHa KUIBKICTb MAIli€HTIB, KOTpi Mask > 1 cepitosne | 4 (3%) 2 (3%)
I1P, mo mpu3Beno 10 3MiHM 103U ab0 TepepUBaHHS

Teparrii

CepiiosHi [1P, moB's13ani 3 JiKyBaHHIM 0 0

ITP 3 - 4 kmacy 21 (18%) 8 (13%)
ITP 3i cMepTenbHUM Pe3ysIbTaToM(TO0TO, 5 Kilac) 0 0

[P, mi0 mnpusBead 10 TUMYAacoBoro mnepepuBanus | 8 (7%) 2 (3%)
Teparii

*[IP 6i06ynuca y oinvw nisie 15% nayienmis y 6y0v-akitl epyni JiKy8auHs.

" I[Tooii cmanuca y 6inbui Hidic 00H020 nayicnma 6 6y0b-aKiii 2pyni NiKy8aHHs.

? Bxmiouac 6 cebe nipexciio i cinepnipexciio.

S Brutouae Maxyno-nanyispHuil 6ucun, epumemy, anepeiuHuii Oepmamum, epumemMamosHuii 6ucun
ma ¢honixynim.

T Brnrouae 6 cebe iHhexyito cenosUBIOHUX WIIAXIE | YUCTUM.

3asBHUKOM 3a3HAY€HO, 1110 3arajioM, pUCAMILIaM A00pe MEePEeHOCUBCS MPOTITOM
nepmux 12 micsauiB B yactuni 2 gocuimpkeHHss SUNFISH; skoqHux HOBUX CHUTHAIIIB
oesneku BusiBiieHo He Oyno. IIpodins IIP B rpymi pucaumiamy OyB moaiOHUN 10
npodito, 110 CIOCTEPIraEThCs B TpyIi m1anedo.

3a 1aHuMu 24-MiCAYHOTO CIIOCTEPEXKEHHS Y IOChE MPEACTABICH] PE3YIbTATH IS
MAII€HTIB, SKI TPOJOBXKWIN OTPUMYBATH PHUCAWIUIAM TICAS 12-TH MICSYHOTO
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CIIOCTEPEKEHHS Ta TUX, XTO MEPEHIIIOB Ha PUCAUILIAM Ticas 12-micsgHOrO npuitomy
miane6o. [Ipodine 6e3neku micas 24 MiCSIIB CIOCTEPEKEHHS Moka3as, o y 91,7%
MAI€HTIB, AKI MPOJOBXKHUIN OTPUMYBATU pUCAUIUIaM Oyna mpuHaiiMui oxna [IP.
Cepen maii€eHTiB, K1 CIOYaTKy OTpUMYBaiH 1uianebo, 91,7% manu npuHaitMH1 OIHY
ITP mix 0 Ta 12 micsiem mig yac npuiioMy ratie6o. Iicis nepexoay Ha pyucauIIiaM
Ha 12-# micsup, 80,0% narieHTiB Manu npuHaiMH1 oauy [P mix 12 1 24 micamsamu.
3aranoMm mnpodins Oe3meku micias 24 MiIcSIIB JIKyBaHHS BIANOBIIAB pe3yibTaTam
Oe3neku miciist 12 MicsIiB JIIKyBaHHS.

3a pesyabraramu npoBereHoro MAIC Ui THOpIBHAHHSA pUCOUILIAMY 3
nycinepcenoM (mocmimxenHs SUNFISH wactuna 2 1 gocmimkernHss CHERISH)
(Tabnuist 7) BCTAHOBJEHO, IO YACTKa MAIIEHTIB, y SKUX Oylu BUSBICHI Oyab-sKi
cepitosni [P B rpyni mnane6o y nocnimxenni SUNFISH, cranosuna 24% no 1 12%
MICIIsl KOPUTYBAHHS, HOPIBHIHO 3 29% y (DIKTHUBHIN KOHTPOIBHIN TPyl JOCIHIKEHHS
CHERISH. Pe3ynbratu aHai3iB Haiajiu HEJOCTAaTHBO I0KA31B JIsl TOTO, 00 3p00UTH
KOHKPETHI BHCHOBKHM WIOJI0 BIAHOCHOI O€3MeKH 3 TOYKH 30pYy WMOBIPHOCTI
MOBIIOMIIEHD NPo cepito3Hi [1P Mix pucaumiamoM 1 HycinepceHoMm OR 4,32 (95% CI
0,88 - 37615888,28). Ominku MAIC cnif iHTepIpeTyBaTH 3 00EPEKHICTIO, OCKITBKU
BepxHs Mexxa Cl Bkasye Ha HeCTaOIBHICTh PE3yJIbTATIB.

Taboauus 7. Pesynbratu anamizy Oesnieku Ha Oyab - AKy cepiiosny [IP B
nocmimkeHHssx SUNFISH uvactuna 2 1 CHERISH 3a nposenenum MAIC

MAIC y nigrpyni SUNFISH"

Kommnaparop ESS YacTka nanieHTis 3 OR nportu OR nportu
(IOCJLKEHHS) 6y)11)-mcml/_1[ ;epuommM KOHTPOJTI0 KoOMIapaTopa
95% CI)
InTepBeHuis Konr.
rpyna
4.32
Pucaumiam (ITiarpyma (088
SUNFISH) 34.2 24% 12% 2.2 37615888,28)"
Hycinepcen 126 17% 29% 0.5 PedepenTtHmii
(CHERISH)

“ITayienmu 3 SUNFISH wacmuna 2, éixom 2-9 pokié Ha cKpuHiney, 3 3a2aibHumM 6aiom
HFMSE > 10 poxkis na 6azosomy pieHi ma 6e3 manicKko2o cKoio3).
En = 988/1000 ycniwmnux 3pasie nowamxogozo 3asanmasicenns (vemoo bootstrap).
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Omoice, pe3yniomam auanizy Oe3neku pucouniamy y NOpieHAHHI i3 niayeodo
oocnioacennss SUNFISH wacmuna 2 (nybnixayis Mercuri et al., 2022%) uepes 12
Micayie cnocmepedCcenms noKasas, wo 3azaivia Kinvkicms [IP cnocmepicanacy y 789
nayienmis epynu pucouniamy ma y 354 nayienmie epynu niayebo. llpu yvomy
giocomok nayieumis, axi manu npunaimui 1 IIP ma npunaiimui 1 cepiiosny IIP 6yau
ooHaxoeumu. Jlemanvuux eunaoxis ne 6yn0 6 060x epynax oocnioxcerns. Cepeo 1P,
AKI n0GIOOMAANUCH Y Oinbwd Hide 15% nayienmis 6 000x epynax 00CnioxiceHHs OyIu:
IH@heKyii 6epXHIX OUXATLHUX WLIAXI8, HA30(apuneim, nipexcis, 201081l Oilb, diapes,
onosanns, kaweav, Opouxim. IIP, axi nogidomnsnuce na >5% uacmiwie 6 epyni
pucouniamy, Hixc y epyni niayebo Oyau nipexcis, oiapes, 8UCUN, BUPA3KU DPOMOBOL
NOPOJICHUHU | agmo3Hi eupasku, iH@eKyii ceuo8UIOHUX WLIAXI8, apmpanlisi, npu
yvomy cepriosnumu I1IP, axi nogioomnsanucy na >5% uacmiwe  epyni pucouniamy,
Hidc y epyni naayebo oynu nneemonis, IIP 3 - 4 knacy ma IIP, wo npussenu 0o
MUM4aco8020 Nepepusants mepanii.

Pezynomamu ananizy 6Oesnexu uepes 24 micsayi cnocmepedicenHs NOKa3auu
noodionuil npoghine bOesnexku 12-micAuHOMY CNOCMEPENHCEHHIO MAd NPeoCmAasieHi )
BUCHOBKY SIK 000amK0o8a iHghopmayis.

3a pezyromamamu nposedernoco MAIC ecmarnosnero, wo npoghine bGe3neku €
NOPIGHIOBAHUM — MIJC ~PUCOUNIAMOM MA  HYCIHEPCEHOM, Npome  8paxo8ydu
2emepoceHHiCmb, SKYy He 60al0Ch MNOBHOYIHHO CKOPUSY8amu CMamucmudHumMu
Memooamu,  YNOBHOBANCEHUL  Op2aH  NO200HCYEMbCS i3 3AA6HUKOM — WOOO
HeMOMCIUBOCMI NIOMEepoumu abo cnpocmysamu Hasa8Hicmb nepesaz uwooo npoghinio
Oe3nexku mozo uu iHUl020 TIKAPCbKO20 3ac00).

Cneyianicmu J[YV  “lucmumym Heeponocii, ncuxiampii ma HApPKOAO2ii
Hayionanvnoi  axademii meouunux Hayk VYkpainu”’ 3a3nauaroms, wo 00c8i0
BUKOPUCMAHHA HYCIHepceHy 6 IHcmumymi obmedxceHutl 5 xeopumu, [ pokom
cnocmepedcentsi ma 6ikogoio 2pynoio cmapuie 10 pokis, sxa meHw yymauéa 00
nikyeanHs. Ilpome 00c6i0 uKOpucmaHHus pucouniamy € 00CUmb 3HAYHUM 5K 34
KIIbKICMIO X80pux i 3a 4acom cnocmepexcentss, max i npu piznux munax CMA i &
pisHux sikosux epynax. Qbudsa nikapcoki 3acodbu 0obpe nepenocamvcs, He 0Y10
HCOOH020 BUNAOKY HeOadCaHux sAsuwy, SAKI ModcHa Oyio O nogszamu came 3
JIKAPCOKUM 3ACOOOM.

Pucnuniam He BkimtoueHunii 10 Ba3oBoro mepesiiky OCHOBHHX JIIKAPCHKHMX
3ac06iB BOO3, 2023 poxy (WHO Model List of Essential Medicines)?.

Cepen ramy3eBux CTaHIapTIB y chepi 0XOpOHU 3/10pOB'st YKpaiHU pUCAUTIIAM HE
BKJIIOUYECHHN 70 4YMHHOro 15 Bumycky Jlep:kaBHOro ¢opmyJsipa JIiKaApCbKHX
3ac00iB (Haka3 MO3 Vkpainu Big 16.06.2023 Ne 1102)°.

2 https://pubmed.ncbi.nim.nih.gov/34942136/

24 https://www.who.int/groups/expert-committee-on-selection-and-use-of-essential-medicines/essential-medicines-lists
Zhttps://moz.gov.ua/article/ministry-mandates/nakaz-moz-ukraini-vid-16062023--1102-pro-zatverdzhennja-
p%e2%80%99jatnadcjatogo-vipusku-derzhavnogo-formuljara-likarskih-zasobiv-ta-zabezpechennja-jogo-dostupnosti
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3a 1TaHUMM PeeCcTPy MEMKO - TEXHOJIOTIYHUX JOKYMEHTIB 3i cTaHAapTU3amii
MeIUYHOI J0MOMOIM BiJICYTHI YMHHI KJIIHIYHI IPOTOKOJM Ta CTAaHAAPTH METUYHOT
JONOMOTH 11 TikyBaHHs mamienTis i3 CMA 11 ta I1I tumis?®.

Ynosnosasicenuii opean 3ayeasxicye, uwjo 8ionosiono 0o nakazy MO3 Vkpainu 6i0
18.08.2020 Ne 1908 "llpo ymeopennsi ma 3ameepOiCeHHs NEePCOHANbHUX CKAAOI8
MYTbMUOUCYUNTTTHAPHUX POOOUUX 2PYN 3 PO3POOKU 2ANY3e8UX CIMAHOAPMIE MEOUYHOT
oonomoeu " 3i aminamu 6i0 3 keimusa 2023 poky 3ameepoiceHo nepCcoHAIbHUL CKIAO
MYTbMUOUCYUNTTHAPHOT pOOOYOL 2pynu 3 po3POOKU 2aly3e6UX CMAHOAPmMie MeOUYHOL
oonomoeu 3a memor: ‘“‘Ilpoepecyroui m’a306i Oucmpohii: cninanvna M ’s308a
ampodis, m'azoea oucmpodis Jrowena”.

B 1ocke HamaHo pexoMenaanii HanmioHAJbHOr0 KOHCEHCYCY IIIOA0
NIATHOCTHKH, JIKYBAHHSI Ta NPOQLIAKTHKH CHAJKOBHX HEPBOBO - M'SI30BHX
po3aajiB, 1o po3poliieHl 3a iHIIaTUBOIO boirapcbkoro ToBapucTBa HEPBOBO-
M'SI30BHX 3aXBOPIOBaHb Ta boirapcekoro ToBapucTBa IUTAY01 HEBPOJIOTIi, MCUXiaTpii
Ta mcuxoJiorii po3BuTKy, 2021 (National consensus on diagnosis, treatment and
prevention of hereditary neuromuscular disorders, 2021%"). B KkoHCEHCYCHHX
PEKOMEHJAIIAX 3a3HaYCHO, 110 JIIKYBAaHHS Ta CIIOCTEPEKEHHs 3a natientamu i3 CMA
BHMarae MyJIbTUAUCITUIUTIHApHOTO miaxoay. [lepmum npenapaToM Te€HHOI Tepartii 1is
nikyBaHHs 59-CMA e 3onrencma, MHH onacemHoren abemapBoBeH (3a JaHUMU
Jlep>kaBHOTO peecTpy JIKapChKUX 3ac001B HE 3apeecTpoBaHuii B Ykpaini). Hycinepcen
- L€ NepIIMid mpenapar, SKud J03BOJICHUN Uil JIIKyBaHHS Bcix ¢opm 5q-CMA (B
rpyadi 2016 poxky ATreHTCTBOM IO KOHTPOJIIO 3a XapyOBUMHU MPOAYKTaMHU Ta
nikapcekumu 3acodamu CIIA (Food and Drug Administration, FDA) Ta tpasni 2017
poky €Bporeiickkoro MeauuHoro areHiiero (European medicines agency, EMA)).
[TepopansHuii MikapchbKUi 3aci0 pUCIUTIIIAM TTOKa3aHUM JIJIs1 JTIKyBaHHS BCIX THUITIB 5q-
CMA vy mamieHTiB BIKOM 2 MicsIIiB 1 cTapie. [ moyaTky Teparii pucIuriiaMom
MaIl€HTH TTOBUHHI MaTH T'€HETUYHO miaTBepukeHy 5q-CMA B pe3ynbrari MyTallii B
reHi SMN1, 3acTocoByBaTH cTaHAAPTH JOTJALY [Jis namieHTiB i3 CMA, namieHTu 13
CMA II Ta III TumiB moBMHHI MaTH puHaiiMHI 2 korii reHa SMN2 Ta He 3a1exaTu BiJ
JIOTMIOMI>KHOT BEHTHIIALIIT JIereHb abo kucHio - SAO2 > 96%.

Takox y nocbke HanaHo KoHceHCyCHI pekoMeHaalil yropcbKOro TOBapucTBa
KJIIHIYHOT HePOreHeTHKH 11010 JiKyBaHHs A0POCIuX namicaris is CMA, 2021.%
3riIHO UX PEKOMEHJAIN pUCIUIUIaM € OJHUM 13 TpemnapaTiB 3aMiCHOI T'€HHOI
Teparii, o SBJISETbCA MoaudikaTopoM cruiaiicunry reHa SMN2. Pexomenpnarii
KOHCEHCYCYy HE aKIEHTYIOTh Ha BHOOpPlI KOHKPETHOTO XBOPOOO-MOAM(IKYHOYOTO
JKapCchKOTo 3aco0y uist JikyBaHHs CMA.

3) naHi MWOA0 €KOHOMIYHOI JOUWIJILHOCTI B 4aCTHHI e(eKTUBHOCTI BHUTPAT
BUKOPHCTAHHA JIKAPCHLKOro 3aco0y BIANOBIIHO 10 PEKOMEHI0BAHOI NIKAJHU
rPAHMYHUX 3HAYEHb IHKPEMEHTAJbLHOI0 NMOKA3HUKA e(eKTHUBHOCTI BUTPAT B
Ykpaini

% https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/

27 http://www.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-
neuromuscular-disorders.pdf

28 http://real-j.mtak.hu/15078/7/1S2%202021_3_4 egybefuzott_hirdnelkul.pdf
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https://www.dec.gov.ua/wp-content/uploads/2023/04/dodatok-5-mrg-orfanni-sma-03.04.2023.pdf
https://www.dec.gov.ua/wp-content/uploads/2023/04/dodatok-5-mrg-orfanni-sma-03.04.2023.pdf
https://www.dec.gov.ua/wp-content/uploads/2023/04/dodatok-5-mrg-orfanni-sma-03.04.2023.pdf
https://www.dec.gov.ua/wp-content/uploads/2023/04/dodatok-5-mrg-orfanni-sma-03.04.2023.pdf
http://real-j.mtak.hu/15078/7/ISZ%202021_3_4_egybefuzott_hirdnelkul.pdf
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Jisg ouiHkKd e(pEeKTUBHOCTI BUTPAT PUCAMILIAMY TOPIBHSHO 3 HAMKPAIIOO
HOIATPUMYIOUOI0 Tepari€lo Ta HYCIHEPCEHOM 3asBHUKOM BHUKOPHUCTAHO METO/]
“BUTpaTu-e(EKTUBHICTH, B AKOMY OIliHIOBaJHCs AoAani poku )KuTTs (LY G), Ta MmeTox
“BUTPATU-KOPUCTH”, B SIKOMY OILIHIOBAIHMCS JOJaHI POKU KHUTTS, CKOPHUTOBaHI 3a
axicTio (QALY), siki 1o/1a€ naiieHTy 3aCTOCYBaHHS pUCIUILIaMYy. 3asBHUKOM BUOIp
MeTO1B (hapMaKOECKOHOMIYHOI'O aHaji3y Oyj0 oOTrpyHTOBAHO HAsBHICTIO NTOKAa3HUKIB
KOPUCHOCTI (1HJIEKCY sIKOCT1 KUTTS 32 EQ-5D) /1st KOKHOTO CTaHy.

36epmaemo ygaey, wo HasA8HICMb NOKA3HUKIE KOPUCHOCMI He € 00TPYHMYBAHHAM
8UOOPY Memooy (hapMaKoeKOHOMIYHO20 AHANi3y, OCKILIbKU 6iH GU3HAYAEMbCA, nepul
3a 6ce, HAAGHICMIO NOPIBHANLHUX KIIHIUHUX Nepesae 3as6/1eH020 NIKAPCbKO20 3aco0y
HAO KOMNApAmopoM, Wo SUHAYAEMbCS HA emani anaizy KiiHi4HOI eqheKmusHocmi
ma 6esneku. OOHaK 00OpaHi 3AA6HUKOM Memoou HapMaKOeKOHOMIUHO20 AHAI3Y
«eumpamu-eqheKmusHicmoby ma «BUMPAMU-KOPUCTbY € NPUUHAMHUMU 3 0271510) HA
CMamuCmu4Ho 3HAYywyy pisHUYo wooo 3MiHu 8io 6azoe020 piensa y banax 3a MFM32,
yacmku nayieumis 3i 3minoio 6ana 3a wikanrorww MFM32 > 3 6i0 euxionoco piens ma
3MIiHU 610 0az08020 piens y oanax 3a RULM ons pucounnamy 6 NOpi6HAHHI 3
HAUKpaworo niOmpumyoyuoro mepaniero.

Bpaxoseyiouu me, wo 3a pesynemamamu NOPIiGHANIbLHO20 AHANI3Y KAIHIYHOL
ehekmusHocmi ma 6e3neku pucoOUnIamy NOPIBHAHO 3 HYCIHEPCEHOM HEMOICIUBO
niomeepoumu abo Cnpocmy8anu KIHIYHI nepegazu mo2o Hu [HU020 JIKAPCbKO20
3aco0y 3 02110y HA HEOONIKU NPOBEOeH020 HEeNpsM0o20 NOPIGHAHHS, 8UOID Memoodis
«eumpamu-eqheKmusHicmos»  mMa  «GUMPAMU-KOPUCMbY Ol NPOBEOEHHS
DapmMaKoeKoOHOMIUHO20 AHANIZY € NPUUHAMHUM, OCKIIbKU 8iH 00360J5€ OLIblU
KOMNJIEKCHO OYIHUMU VCI HAsA8HI OAHI w000 KIIHIYHOI eghekmusHocmi, NOKA3ZHUKIG
KOPUCHOCMI ma 8Uumpam Ha pucOUnIam i HycinepceH.

DapMaKOEKOHOMIYHMIM aHali3 3asBHUKOM OyJI0 TPOBEACHO Ha OCHOBI
m100anbHOI MOJIENI, aJanTOBaHO! BIAMOBIAHO 1O JIOKaJbHUX YMOB YKpaiHw.
PapMaKOEKOHOMIYHI PO3paXyHKH METOJOM BUTPATH-E(PEKTUBHICTH Ta BUTPATH-
KOpPHCTh 0a3yloThCsi Ha Mojmedi MapkoBa 3 MicsiuHMMHU IukiamMu. CTpyKkTypa
dapmMakoeKOHOMIYHOI MOJeNl mependadyae 6 CTaHIB: «HE CHAWTHY, «CHIUTH 3
MIATPUMKOIO», «CHIUTh 0€3 MIATPUMKH», «CTOITh», «XOJHTB» Ta «CMEPThHY.
3asBHUKOM 3a3HA4€HO, IO TIOKPAIIECHHS TMAaIlllEHTOM PYXOBHX TIOKa3HHUKIB €
MOCTIJOBHUM, TOMY MOJIC/Ib BHU3HA4YCHA TaKMM YHHOM, 1100 IEpEeMIIICHHS MIX
HECYMIXHUMHU CTaHaMH 370pOB’st Oynu 3a0opoHeHi. [louaTkoBMii BIK TAIIEHTIB Y
Mozeli cTaHOBUTH 10 pOKiB, 110 BiAMOBI1a€ 0a30BUM XapaKTEPUCTHUKAM MAI[i€HTIB, SIKi
NpUMHSIIM yyacTh B ocHOBHOMY nociimpkenHi SUNFISH, a wacoBuii ropuzoHT — 85
pokiB. Y (apMakOeKOHOMIUHIM MOJieNl MOKa3HUKU BUTPAT Ta €(PEKTUBHOCTI Oyiu
JMCKOHTOBAHI 3a cTaBkoto 3%. B Mozenb BKIIIOYEHI JIMIIE IpsiMi MEAUYHI BUTPATH.

Pe3ynbraTi (papMakoeKOHOMIUHOTO aHai3y 13 3aCTOCYBAHHAM Mojesl MapkoBa
3a IaHUMU 3asIBHUKA HaBEACHO Yy TaOiuiIll 8.

Taoauua 8. Pesynbratn (apMakO€KOHOMIYHOTO aHaji3y pUCIUIUIamMy 3a
JaHUMHU 3asiBHUKA
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Eran | Po3aia Onuc
1 Beryn Oyinrosana mexuonoz2isa: HalKpaia miITpuMyroda Tepamnis+pucIuIiam
Komnapamop:

1) maiikpalia miaTpUMyrOYa Teparris

2) Halikpala niaTpuMmyloda Teparis+HyCciHepCeH
Mopenp mepexony MK craHamu MapkoBa Oyino moOymaoBaHo B MS
Excel.

2 KonTeker [linboBa momynsmis: HaiBHi mnamiesTn 31 CMA I Tta 11
JOCITIPKEHHST | HeaMOYIIaTOPHOTO THITY

®apMakOEKOHOMIYHMN aHalli3 TPOBENEHO JUIS JIOKAIbHUX YMOB
VYKpaiHu 3 NepCeKTUBU CUCTEMU OXOPOHH 3/10pOB’s (IUIaTHUKA Y cepi
OXOPOHH 3/I0POB’ST).

YacoBuii TOPU30HT MOJICITFOBAaHHS CTAHOBUTH 85 POKIB.

[TouarkoBuii BiK MamieHTiB y Mojeni ckianae 10 pokis, 1mo Biamosimae
0a30BUM XapaKTEepUCTUKAM TMAIll€HTIB, SIKI MPUHHIA  Yy4acTh
ocHoBHOMY nociipkenHi SUNFISH (vactuna 2).

CraBka IUCKOHTYBaHHS JUIs BUTPAT Ta pe3ynbTaTiB — 3%.

Jani mo10 epeKTUBHOCTI Ta OC3MEKH: IS MOPIBHSIHHS PUCIUTUIIAMY 3
wiare6o nani Oynu B3sti 3 mocmimkendass SUNFISH (Mercuri et. al.,
2023%), nmami 14 HOPIBHSHHA PUCAMIUIAMY Ta HyCiHepceHy Oyiu
OTpUMaHi BIAMOBIAHO O CAMOCTIHHO TIPOBEACHOTO 3asBHUKOM
HETPSMOTO MOPIBHSHHS PaHI0Mi30BaHUX KOHTPOJIbOBAaHUX
nocmimkens 3 yactuau 2 SUNFISH (2Mercuri et. al., 2023, Oskoui, et.
al., 2021%*°) ta CHERISH (Mercuri E, et. al., 2018)3".

Hani mono kopucHocti: SUNFISH (dactuna 2). SIKicTb KUTTS JIOAUHU,
sKa JIOTJIAIAE 3a XBOpHM, Oyna B3aTa 3a manumu DCE study, 2020%2,
Jani mono cmeptHocti: qist manieHTiB 31 CMA Il tuny Oynu B3sTI
06’eHaHi nani 3 mecty my6mikamiit Chung et. al., 2004%, Farrar et. al.,
2013%, Ge et. al., 2012%, Mannaa et. al., 2009%, Petit et. al., 2011%,

2 Mercuri E, et al. Risdiplam in types 2 and 3 spinal muscular atrophy: A randomised, placebo-controlled, dose-finding trial followed by 24 months
of treatment. Eur J Neurol. 2023 Jul;30(7):1945-1956. doi:10.1111/ene.15499.https://onlinelibrary.wiley.com/doi/10.1111/ene.15499

% Oskoui M, et al. Two-year efficacy and safety of risdiplam in patients with type 2 or non-ambulant type 3 spinal muscular atrophy (SMA). J
Neurol. 2023 May;270(5):2531-2546. doi: 10.1007/s00415-023-11560-1. Epub 2023 Feb 3. Erratum in: J Neurol. 2023 Apr 18;:
https://link.springer.com/article/10.1007/s00415-023-11560-1

31 Mercuri E, et al. Nusinersen versus Sham Control in Later-Onset Spinal Muscular Atrophy. N Engl J Med. 2018 Feb 15;378(7):625-635. doi:
10.1056/NEJM0al710504. PMID: 29443664. https://www.nejm.org/doi/10.1056/NEJMoal710504?url_ver=Z239.88-
2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200www.ncbi.nlm.nih.gov

32Sju H. Lo et al. Preferences and Utilities for Treatment Attributes in Type 2 and Non-ambulatory Type 3 Spinal Muscular Atrophy in the United
Kingdom PharmacoEconomics. 2021. Vol. 40, S1. P. 91-102. doi:10.1007/s40273-021-01092-9 PMID: 34658007. https://doi.org/10.1007/s40273-
021-01092-9

3 Chung BH, Wong VC, Ip P. Spinal muscular atrophy: survival pattern and functional status. Pediatrics. 2004;114(5):548-53.
https://pubmed.ncbi.nim.nih.gov/15492357/

3 Farrar MA, Vucic S, Johnston HM, du Sart D, Kiernan MC. Pathophysiological insights derived by natural history and motor function of spinal
muscular atrophy. J Pediatr. 2013;162(1):155-9. https://pubmed.ncbi.nIm.nih.gov/22809660/

% Ge X, Bai J, Lu Y, Qu Y, Song F. The natural history of infant spinal muscular atrophy in China: a study of 237 patients. J Child Neurol.
2012;27(4):471-7. https://ww.ncbi.nlm.nih.gov/pmc/articles/PMC9810274/

% Mannaa MM, Kalra M, Wong B, Cohen AP, Amin RS. Survival probabilities of patients with childhood spinal muscle atrophy. J Clin Neuromuscul
Dis. 2009;10(3):85-9. https://pubmed.ncbi.nIm.nih.gov/19258855/

37 Petit F, Cuisset JM, Rouaix-Emery N, Cances C, Sablonniere B, Bieth E, et al. Insights into genotype-phenotype correlations in spinal muscular
atrophy: a retrospective study of 103 patients. Muscle Nerve. 2011;43(1):26-30. https://pubmed.ncbi.nlm.nih.gov/21171094/
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https://link.springer.com/article/10.1007/s00415-023-11560-1
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Zerreset. al., 1997% ina nanientis 3i CMA III Tumy 6y710 3aCTOCOBaHO
MMOKa3HUKH CMEPTHOCTI cepe]l 3BUYaiiHOT KOTOPTH BiJIOBITHOT BIKOBOT
rpynu B Ykpaini®®.

3a pe3yJpTaTaMd €KOHOMIYHOI OI[IHKH Y MeXaX 85-piuHOro rOpU30HTY
MO/ICIIFOBAHHS OyJI0 OTPUMAHO HACTYITHI pe3yJIbTaTH:

- 19,59 LYG 3 pomaBaHHsAM pucCAMIUIaMy 10 HaMKpamoi
miaTpumyrouoi  tepamii, 19,22 LYG gns  Halikpamoi
nigTpumyrodoi  Tepamii ta 19,45 LYG 3 npomaBaHHAM
HYyCIHEpCEeHY 10 HalKpaIoi migTpuMyI04oi Teparnii;

- 22,09 QALY 3 pojgaBaHHSM pUCAMIUIAMY J0 HaWKpamoi
miarpumyrouoi  Tepamii, 20,22 QALY s Haiikpamoi
nigrpumyrodoi tepamii Ta 21,77 QALY 3 gomaBaHHSAM
HYyCIHEpCeHY J0 HalKpaIoi miaATpuMy04oi Teparmii.

JonaBanHs pucauIiamMy [0 HaWKpamoi MiATpUMYK4oi Tepamii
3abe3neuye s HaiBHUX namieHTiB 31 CMA 11 Ta Il nHeamOynaTopHoro
tuny gogatkoBi 0,37 LYG Tta 1,87 QALY mnopiBHSHO 3 Hallkpalioro
niarpumyrouoro Tepamiero i 0,14 LYG Tta 0,32 QALY mnopiBHsAHO 3
JOJIaBaHHSAM HYCIHEpPCEHY 10 Haikpamioi MiIATpUMYy4oi Teparii,
BPaxOBYIOUH JIUCKOHTYBAHHS.

3 Pozpaxynox | Kareropii Butpar, 1mo BKJIFOYEHI B MOJIEIb:

BUTpAT - Butpatu Ha JI3 ans cneuudivynoi marorenetnyHoi Tepamnii CMA
II ra III Tumis;

- BUTpaTH Ha poLenypy BBE/ICHHS cnenudigyHuX
nmaroreHeTnynux JI3;

- Burparu Ha HIIT;

- BUTpATH Ha JIKyBaHHS MOOIYHUX PEaKIIii.

Butparu Ha pucaumiiaM BU3HAYAIUCh BIAMOBIAHO 10 KOH(DiAEHITIITHOT
I[IHOBOT POIMO3UILIii, 3aIIPOTIOHOBAHO{ 3aBHUKOM, 5IKa CTAHOBUTh

IPH 3a IIAmKy 60 Mr, mo Ha - HIKYE 3a 3a/I€KIapOBaHy
ONTOBO-BIAMYCKHY IiHY, sika craHOBUTH 221 037,30 rpH (Hakaz3 MO3

Big 19.01.2021 Ne72).
JlixyBaHHS pUCAUIUIAMOM MPOJOBXKYIOTh IPOTSATOM YChOTO JKUTTS.

Butpatu Ha 3acTOCYBaHHS JIIKapChKOTO 3ac00Y 3a UK CTAHOBIIATH
B o - o i - [ o

Burtpatu Ha HIIT Bu3naueno BiamoBimHo 1o IloctanoBu Kabinery
MinictpiB Ykpainu Big 27.12.2022 poky «Jlesiki nuTaHHs peasnizaiii
mporpaMu  JepKaBHUX TapaHTId MEAWUYHOTO  OOCIyrOBYBaHHS
HacesieHHs y 2023 poui»40, Haka3y MiHicTepcTBa COIliabHOT MOJITUKA
Nel1208 Bim 06.08.2019 “IIpo opranizariito 3a0e3MeUEeHHS] OKPEMUX
KaTeropiii  HaceleHHA JONMOMDKHUMH  3acobamu  pealimitamii

3 Zerres K, Rudnik-Schoneborn 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 Il and 111 SMA): 569 patients. J Neurol Sci. 1997 Feb 27;146(1):67-72.
https://doi.org/10.1016/S0022-510X(96)00284-5

39 http://db.ukrcensus.gov.ua/PXWEB2007/ukr/publ_new1/2022/publ2022.asp

“Tocranopa Kabinery minictpip Ykpainu Bin 27 rpyans 2022 p. Ne1464 “Jlesiki nuTaHHS peaisallii IporpaMu AepKaBHUX TApaHTil MEIHIHOTO
obciyroByBaHHs HaceneHHs y 2023 powi”: https://zakon.rada.gov.ua/laws/show/1464-2022-%D0%BF#Text
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»4L 1a [IH 33 JaHUMH

(TeXHIYHMMH Ta IHITUMU 3acobamu peadimiTarlii)
CHCTEMHU ITyOJIiYHUX 3aKyImiBenb Prozorro.
[lina HyciHepceHy, OTpHMaHa 3a JaHUMH EJICKTPOHHOI CHUCTEMH

myOTIYHUX 3aKyMiBelb, CTAHOBUTH 2 628 292,76 rpH42.

Butpartu 3a pe3ynbraTaMu MOJEIIIOBaHHS:

CyKkymHi BUTpaTH Ha 3asiBJICHY iHTEPBEHIIIIO (PUCAHUIIAM) HA TOPH30HT

MOJIETIOBaHHS 85 POKIB 13 AUCKOHTYBaHHSIM 3%: T'PH.

CyKyIiHI BUTpaTH Ha MEUYHY TEXHOJIOT1I0 OpiBHAHHS Nel (Hakkparia

HiATPUMYIOYa Teparis) Ha TOPH30OHT MOJECTIOBaHHA 85 pOKIB 3

JUCKOHTYBaHHSM 3%: I'PH.

CykymHi BUTpaTd Ha MEAUYHY TEXHOJIOTII0 TOpIBHSHHS ~No2

(HyciHEepCeH) Ha TOPU30HT MOJICIIIOBAHHS 85 POKIB 3 JUCKOHTYBaHHSIM

396: [ v

Pi3HuUII BUTPAT Y TOPIBHSAHHI 3 HAWKPAIIOIO TIATPUMYIOUOI0 TEPAII€rO:
TpH.

Pi3Huus BUTpar y HOpPIBHSHHI 3 HYCIHEPCEHOM: _ IpH

(320113 KEHHS ).

4 Pesynbratnn | [nkpemenTanbHuil mokazHuk epextuBHOCTI BUuTpar ICER:

- - R« T o
ICER/QALY nmnopiBHSAHO 3 HaWKpamiow MOiATPUMYIOUOIO
Tepariero;

- TOpIBHAHO 3 HYCIHEPCCHOM pHUCAMIUIAM € JOMIHYHOUOIO
TEXHOJIOTI€r0 (OLIbIT €(h)eKTUBHOO Ta MEHII BUTPATHOIO).

AHaJi3 4yTJIMBOCTI

3agBHUKOM TIPOBEIEHO OJHO(AKTOPHUI aHadi3 YyTJIUBOCTI, a
pe3yinpTaTd  MpEeACTaBiI€Hl Yy  BUIVISLAL  JAlarpamMH-TOPHAJO.
OpnnodaxTopHuil anani3z O0yno 3aicHeHo nuisxoM 3MiHU 109 BXigHHUX
napameTpiB Ha +/-49% Ta y Mexax JOBIPUMUX IHTEPBATIB AJIs1 KIIHIYHUX
MOKA3HUKIB.

[Tpu npoBeaeHH1 0JHOPaKTOPHOr0 aHai3y yyTiuBocTI mokasHUK ICER
JUIs PUCHUIUIAMy Yy TIOPIBHAHHI 3 HaWKpamow MHiATPUMYIYOI0
Tepari€ero 3HaXOJUBCS B MEXaxX Bif _ rpa/QALY no

rpp/QALY Ta OyB HalOUIbII YYyTIMBUM [0 3MiHH
IMOBIpPHOCTI TE€pexojly 31 CTaHy «CHAWUTh 0e3 MiIATPUMKH» B CTaH
«CUIUTH 3 MATPUMKOIO» JUIsl HAWKpaIIoi NATPUMYIOUO01 Teparnii.

[Tpu npoBeieHHI OAHO(PAKTOPHOTO aHAITI3Y UyTIUBOCTI MokazHuk ICER
JUISL PUCITATIIIAMY Y TIOPIBHSIHHI 3 HYCIHEPCEHOM 3HAXOJHMBCS B MEXKax
BiJ _ rpa/QALY 1o _ rpH/QALY Ta OyB
HaOLIbII YyTIMBUM J0 3MiHHU BIIHOCHOTO PU3MKY JJIsl HYCIHEPCEHY Ta
pUCIUIIIaMy A7l IMOBIPHOCTI MEPEXOAy 31 CTaHy «HE CHIUTH» B CTaH
«CUIMTH 3 MATPUMKOIO».

“Hakas MinicTepcTsa colianbHoi noitnku Ykpainu i 06 ceprias 2019 p.Ne1208 “ITpo opranisaiiio 3a6e3neueHHs OKpeMUX KaTeropiii HaceleHHs
JIOTIOMIKHUMH 3aco0aMit peabimitariii (TeXHiuHuMH Ta iHmmmu 3acobamu peabimitarrii)”: https:/zakon.rada.gov.ua/laws/show/z1003-19#Text
“https://prozorro.gov.ua/tender/UA-2023-05-04-013090-a
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S) [Mpunymenns | [Ipu noGynoBi Moneni 0ys0 3p00IeHO KijbKa MPHUITYIIEHb:
aHajizy  Ta - TAIl€EHTH TPOTPECYIOTh Bij OJHIET PyXOBOI BIXH JIO HACTYITHOL
OOMEXEHHS MOCJIIOBHO, Y TAII€EHTIB HEMa€ MOXIIUBOCTI «IIPOITYCTUTH
aHaNI3y CTaH 3/10pOB’sl I Iporpecy/perpecy;
3as1BHUKA, 1110 - TOKa3HUKU PYyXoBOi (YHKII, 10 BHU3HAYAIUCHh 3a IIKAJIOIO
MAarOTh BIUJIUB MFM32 koxHi 4 wMicami Imig yac JOCHIIKEHHS, €
Ha penpe3eHTaTUBHUMH JUISI IIO/IEHHOT PyXOBOi (DYHKIIIT,
pe3ynbTaTh - YacTKa MoOIYHMX PEaKIlii MOB’sA3aHUX 3 XBOPOOOIO/IKYBaHHSIM
aHawizy € TIOCTIMHOIO JUIS BCIX CTaHiB 3/10pOB’S;
e(EeKTUBHOCT - motpeda y JIiKyBaHHI pUCIUITIAMOM TPUBATUME MTOKHUTTEBO;
1 BUTpar - NPUXWIBHICTh MaIll€HTa 10 JIKapChKOTO 3ac00y CTaHOBHUTH

100% mpoTsroM ycboro >KHUTTS;

- HMOBIpHICTh MPUIIMHEHHS JTIKYBaHHS PUCIUILIAMOM 0a3yBasiach
HAa OCHOBI JAYMKH EKCIEpTiB, OCKUIbKM OyJO JHIle KiJbKa
NPUNTMHEHb, K ToKazaHo B pociimkeHHi SUNFISH, i Bci Bonu
Oynu MoB’si3aHi 3 MOSBOKO (BIAIIKOAYBAaHHSAM) HYCIHEPCEHY Ha
MOMEHT JOCIIIIKEHHS;

- BiAHOCHAa  €(EeKTUBHICTh  HYCIHEPCEHY  TMOpPIBHAHO 3
pucauruiamoM 3a mkanoro RULM ekBiBasieHTHa €eKTHBHOCTI
porpecyBaHHs pyXxoBoi (YHKIIII, sika TIOB’A3aHa 3 MEPEX00M
JIO CTaHIB 3JI0pPOB’s, BU3HAYCHUX 3a IKaiorw MFM32.

Otxe, 3a po3paxyHKaMu 3asBHUKA JOJIaBaHHS PUCIUIIAMY JI0 HalKpamioi

niaTpuMyrouoi Teparnii 3adesneuye nogatkosi 0,37 LYG Ta 1,87 QALY nopiBHsHO 3
Halikpamor miarpumytodoro tepamiero 1 0,14 LYG Tta 0,32 QALY mnopiBHSHO 3
J0IaBaHHS HYCIHEPCEHY JI0 HalKpaIoi MATPUMYIOUOi Teparii 1jis HaiBHUX TaIli€HTIB
31 CMA 1II Tta Il HeamOynaTopHOTrO THUIly, BpaXxOBYIOUM AUCKOHTYBaHHSA. CyKyIHI
BUTPATH Ha J0JABAHHS PUCIUILIAMY JI0 HAaHKpaIoi MNATPUMYIOUO1 Tepamii (
I'PH) € Ha I'pH OUTBLIIMMU MOPIBHAHO 13 CYKYITHUMHU BUTPATaMH Ha
Halkpanly MOiATPUMYIOUYY Tepariio (_ rpH) Ta Ha _ TPH
MEHIIMMHU MOPIBHSHO 3 JIOJaBaHHSAM HYCIHEPCEHY 10 HaWKpauoi MIATPUMYIOYOi
reparii (N v

3riHO MOJIeN1 3assBHUKA 3HAYCHHS 1IHKPEMEHTAIBHOTO MOKa3HWKa €PEKTUBHOCTI
ButpaT (ICER) npu nonaBanHi pucauiaMmy A0 HaKpamioi miaTpuMyrdo0i Tepartii s
HaiBHKX narieHTiB 31 CMA I Ta Il HeamOynaTopHOTo THITY MOPIBHIHO 3 HAWKPAIIIOIO
MIITPUMYIOYOI0 TEPAMi€l0 CTAaHOBUTh rpH Ha pik qonanoro xutts (LYG)
Ta I'PH Ha PiK I0JIaHOTO KUTTS, CKOPUTOBAHOTO 3a sKicTio (QALY).

3a yMOBOIO BUKOPUCTAHHS JIOJATKOBHUI CIICHAPIIO TIOPIBHIHHS 3 HYCIHEPCEHOM
pucauruiaM € Outblll e€(EeKTHBHUM Ta MEHII BHUTPATHUM, TOOTO € JOMIHYIOUOIO
TEXHOJIOTI€I0.

Bionosiono 0o wixanu pexomenoosanux epanuunux 3navensb ICER 6 Ykpaini maxi
sumMpamu € Heeq)eKmuHUMU, OCKITbKU 3HAYEHHSI NOKA3HUKA eheKmugHocmi eumpam
ICER nepesuwye 5 BBII na oywy uacenenns (659 720,00 epu). /s po3paxynxy
epanuynux 3uauyenv ICER 6yno suxopucmano oani BBII na oywiy nacenenHns cmanom

30



Pucounnam ons nikyeannsa naignux nayicnmie 5q-acoyitiosanoi cninanbnoi m s3060i ampogii Il muny ma neambyramopnozo I muny, 22.02.2024

na 2021 pix, wo onybaikosani [epcagnor cayxicoboro cmamucmuku Ykpainu 6i0
11.03.2022%,

Y1noBHOBa:K€HMM OPraHOM NPOBeAEeHA OLIHKA eKOHOMIYHOI0 PO3IULY J0ChE,
3a pe3yJibTATaMU SIKOI BCTAHOBJIEHO (aKTOPH, IKi MAIOTh BILUIUB HA Pe3yJbTaT
aHaJi3y e()eKTUBHOCTI BUTPAT:

1. B 0ocve 3a3naueno, wo HauKpawa niompumyroua mepanis 0Jisi Nayi€eHmia 3i
CMA Il ma Il neambynamopnoco muny 6KuO4ae nepedy8amHHs X8opo2o nio
NOCMIUIHUM 00275100M 002110a4d, aMOYIAMOPHUM MA NePiOOUYHO CMAYIOHAPHUM
Ha2ns0oM neoiampa, Hespolo2a, 2acmpoeHmepoiozd, Xipypea-opmoneda 0Oe3
cneyu@iuHo2o namo2eHemuyHo20 JiKY8aHHA. 3a YMOBU MNOBHO20 GUKIIOYEHHS
NOKA3HUKi6 Kopuchocmi doziadaya i3 pospaxyukie ICER/QALY ons pucounnamy y
NOPIGHAHHI 3 HAUKPAWOI0 NIOMPUMYIOUOI0 MEPANIEI0 3pOCme Madice Y 08a pa3u.

Taxooic sapmo 3aysadicumu, Wo 30 NPUNYWEHHAM 3dASA6HUKA Y paszi cmepmi
nayieHma HNOKA3HUK KOpucHocmi oo2nsgoaua 0Oyde OOpisHIO8AmMU HYIIO, WO
ekeiganenmuo cmawny cmepmi ooznaoada. 3nHauenns ICER/LYG 6yoe cmanum 3a
BUKOPUCNAHHS 0)0b-5IKOI KIIbKOCMI 00271510a4i8 Y pO3PAXYHKAX.

2. Xoua 6 docwve i 6kazano, wo noyamrkosutl 8ik y mooeni cmanosums 10 pokis,
wo 8ionosidae 6a3z08uM XapaKkmepucmuKam NnayicHmie, AKi NPUUHAIU YYACMb
ocnosHomy oocnioxcenni SUNFISH, npome eapmo nputinamu 0o yseazu, uo
8i0nosioHo 0o opyeoi ywacmunu SUNFISH 3acmocysanus pucouniamy 0emoHCmpye
Kpawy eghekmusHicms y nayicHmie _, wWo mooice
enuHymu Ha Kinyesi pezyromamu mooenrogants ICER na LYG ma QALY.

3. Ocxinvku 6 nionynkmi 2 nyukmy 3 Bucnosky 3aznaueno, wo npu Henpsamomy
nopieuanui 3 kopueysauuam giominnocmeu (MAIC) pucounnamy ma Hycinepceny He
MOJCIUBO CHPOCMY8AMU YU NIOMEEpOUmMU KIIHIYHY nepesazy 00HO20 YU [HUO020
NIKAPCbKO20 3aco0y uepe3 6NIUE KOPULYBAHHA XAPAKMEPUCMUK NAYIEHMIE Ha
CMAmMUCmMuyHy NOMYNCHICMb pe3yIbmamié ma 2emepoceHHICmb, SKY He 60al10Ch
NOBHOYIHHO CKOPU2Y8AMU CIAMUCMUYHUMUY MEmOoO0amuy, NOMPIOHO 3 00epedCHiCmIo
IHmepnpemyeamu OmMpuMaHi 3HA4eHHs (HapMaKOeKOHOMIUHO20 aHANi3y Npu
NOPIGHAHHI PUCOUNIAM)Y MA HYCIHEPCEH).

4. B awnanizi uymausocmi sumpam 3ds6HUK He GKIIOYUE YIHY HYCIHEPCeH) 00
napamempis, wo Marmov 6NJIU8 HA [HKPEeMEHMANbHULl HOKA3HUK e@deKmusHoCmi
sumpam, oOHax Oyno ecmanosiero, wo nokazHuxk ICER € uymaueum 00 3miHu yinu
HYCIHepCeHy, | npu 3MIHI YiHU HYCIHepCeH) HA 0OPAHULL 3AS8HUKOM ) 00CbE 8I0COMOK
3MIHU 6XIOHUX napamempis, a came Ha +/-49%, ICER 6y0e 3naxooumucs y mevxicax 6io

T -»:/04LY oo -epH/QALY 3a pe3yrbmamamu aHaui3y

“eumpamu-kopucmv” ma 6i0 epn/LYG oo NN 2p/LYG 3a
pe3yibmamamu ananizy “‘eumpamu-e@ekmusHicms .
4) na”i mOA0 pe3yJbTATIiB €KOHOMIYHOI JOULIBHOCTI B YAaCTHHI aHAJI3y

BILIMBY HA NMOKA3HUKU OKOIKETY

“hitps://ukrstat.gov.ua/express/expr2022/03/25.pdf
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3asBHUKOM OyJI0 MPOBEACHO aHalli3 BIUIMBY Ha MOKAa3HUKHU OIOKETY JT0/IaBaHHS
pUCHUIIIAaMY [0 HaWKpamioi MATPUMYIOUYOi Teparii TOpIBHSHO HAWKpaIlo
HiATPUMYIOUOI0 TEPaIli€lo Ta J0JIaBaHHs HYCIHEPCEHY J0 HaMKpaioi miATpUMyrvoi
Teparii Ha MiJCTaBl HE3MOIETbOBAHUX HEIMCKOHTOBAHUX MPAMUX MEIUYHUX BUTPAT.

Po3paxyHOK KITBKOCTI TAIll€HTIB, IO OyJI0 3AIHCHEHO 3asBHUKOM, OyI0
NpeacTaBlieH0 y NyHKTI 3.1 maHoro BUCHOBKY. OCKUIBKH TMPOTHO3 CMEPTHOCTI
3QJICKHUTH BIJ Teparii, IKy OTPUMYIOTh MaIlEHTH, IJI1 PO3PaXyHKy CMEPTHOCTI OyIii0
BUKOPHUCTAaHO MATPHITIO BIPOTITHOCTI CTaHIB 3 MOl MapKoga.

JUist crpollleHHs pO3paxyHKiB 3asgBHUKOM OyJIO YMOBHO MNPUHHATO, IO BCI
Nali€eHTH MalTh Macy Tija Oiabine 20 Kr, 1, BIAMOBIAHO, JJI aHalli3y BUKOPUCTAHO
no3yBaHHSA 5 Mr/m00Y.

Pe3ynbratu anainizy BIUIMBY Ha MOKa3HUKHU OIOJKETY TOaBaHHS PUCIUILIAMY JI0
HaWKpaloi MIATPUMYIOHYOI Teparii MOPIBHAHO 13 HAWKpaIIOw MHIATPUMYIOUOIO
Tepaniero Juis JIiKyBaHHs HaiBHUX nanieHTiB 31 CMA II ta Il neamOynatopHoro Tumy
MPEACTABICHO y Ta0IuI 9.

Tadauusa 9. Pe3ynbratu aHalizy BIUIMBY Ha MOKa3HUKU OOJKETY J10JaBaHHS
pUCAMIUIAMY JO HaMKpamioi MIATPUMYIOYOi Tepamii MOPIBHSAHO 13 HaMKpPaIio
HIATPUMYIOUOIO0 TEpariero s JIiKyBaHHs HaiBHuX mamieHTtiB 31 CMA 11 ta III
HEaMOYJIATOPHOTO TUITY

Pik

2023 2024 2025 2026 2027
KinbkicTh manienris
Kinpkicte  marienTis, | 166 178 190 201 210
SIK1 oTpeOyIoTh
JKyBaHHS*
Jirounii cueHapiii — 6e3 | 166 176 187 195 202
BTPYYaHHS: KUIBKICTh
IMAaLi€HTIB, K1
BUKOPHCTOBYIOTh
HalKpanty
MATPUMYIOTY
Tepario**
Hirountii cuenapivi — 6e3 | 0 0 0 0 0
BTpPYYaHHS: KUIBKICTBh
MAIli€HTIB, IS SKHAX
TUIAHYETHCS
BHUKOPHCTOBYBATH
pHUCAMIUIAM
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Hoswmii cuenapizi — 3| 0 0 0 0 0
BTPYYaHHSAM: KIJTBbKICTh
TMAi€HTIB, AKi
BUKOPHCTOBYIOTh
HalKpaly
MiATPUMYIOUY TEpaIlito

HoBuit cuenapii — 3 | 166 176 187 195 203
BTPYYaHHSAM: KUIBKiCTh
MAI€HTIB, IS SKHAX
IUIAHYETHCS
BHUKOPHUCTOBYBATH
pucnummam**

Butparu Ha BCIO NONYJISLIIO MAi€HTIB, IPH

Hitounii coenapii —
BUTpaTH y  cXeMmi
JIKYBaHHS oe3
BTPYyYaHHs, TpH

HoBwmit  cuenapii —
BUTpaTH y  cXeMi
JKyBaHHS 3
JOCITIKYBAaHUM
3asIBJICHUM JIiIKapChKUM
3aco00M, TpH

- 3 HUX BWTpaTH Ha
pHUcaMIUIaM, TPH

Il 11
i1l

' B
L __ B
L __ B
T N

JlomaTkoBuii BIIJIUB Ha
OrOJKET, TPH

*KimbKicTh 3a3HaueHa 0e3 ypaxyBaHHS MMOKa3HUKIB CMEPTHOCTI
**KinpKicTh 3a3Ha4€Ha 3 ypaxyBaHHSIM ITOKa3HUKIB CMEPTHOCTI B 3aJIeKHOCTI Bijl 00paHoi Tepartii

OTtxe, 3a pe3yJbTaTaMH aHaNi3y BIUIMBY Ha MOKA3HUKHU OIOHKETY MOPIBHSHO 3
HAWKpaIiow MiATPUMYIOUOIO TEpari€o, MpU 3aCTOCYBaHHI CIEHAPII0 J0/JaBaHHS
pUCAWIUIAMY JO0 HaWKpaIoi MiATPUMYIOUOi Teparii, TOOTO MOBHOTO MEpexXoay Ha
JI0JTaBaHHS HOBOT MEIMYHOI IHTEPBEHIII, TOAATKOBUH BIUIMB Ha OIO/KET CTAHOBUTHME

rpH y nepuuii (2023) pik Teparmii, 1, BpaXOBYIOUM BM)KMBAHICTh Ta
MpUPICT MOMmyJALii, OyJe MOCTIHHO 3pOCTaTH Ta CTAHOBUTHUME _ TPH Ha
n’situi (2027) pik Tepamnii. BignoBigHO 0 peKOMEHA0BAHOI IKaIN OLIHKY BIUIMBY Ha
OI0JKET 111010 BUTPAT Ha 3asiBJICHUMN JIIKAPChKUM 3aci0 B YKpaiHi Ha MiJICTaBl JaHUX
JIep>)KaBHUX BUTPAT HA JIKapchki 3acobu y 2021 porri, mokazaHo, 10 MpH JT0JaBaHHI
pUCAUIUIAMY J0 HaWKpamoi mATpuMyr0doi Teparnii BIUTUB Ha OFOKET 010 BUTPAT
Ha 3asBJICHUN JIIKapChKUM 3acid mpoTsarom S5 pokiB Oyzae BemmkuM (Outbmie 100 mmH
TPH).

Ilpu 0ooasanmi pucouniamy 00 HAUKPAWOL RIOMPUMYIOUOT mepanii 6naue Ha
O10001cem w000 eumpam Ha 3AA6NeHUll JIKAPCbKUUl 3aci0 npomscom 5 pOKi
nepesuuyygamume nopie Qinarcosoi docmynnocmi (176 man epH) y --- pasis,
3A71€I4CHO 8I0 POKY NPOSHO3YEAHHSL.
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Takox 3assBHUKOM OyJIO JOJATKOBO HATaHO 3MOJICTHLOBAHUHN CIIEHApid aHaJI3y
BIUTMBY Ha OIO/DKET JOJIaBaHHS PUCAUIUIAMY O HAMKpaIioi MiATPpUMYOUOi Teparii
MOPIBHSHO 3 JOAABaHHIM HYCIHEpCEHY [0 HaWKpamioi HiATPUMYIOUOi Tepamii.
PesynbraTi BIIMBY Ha TMOKa3HUKW OMOJDKETY PHUCAUIIAMY TOPIBHSHO 13
HYCIHEpCEHOM JIJIs1 JTikyBaHHs HaiBHUX manieHTiB 31 CMA Il Ta III neamOynaTopHoro
TUITY OyJI0 TIpeAcTaBiaeHo y Tabmumi 10.

Ta6auus 10. Pesynpraty aHaizy BIUIMBY Ha IOKa3HUKU OFOKETY PUCIAHUILIAMY
MOPIBHSHO 13 HYCIHEPCEHOM JiJIsl JIiKyBaHHS HaiBHUX mnarieHTiB 31 CMA 1II ta III
HeaMOyJIaTOPHOTO THITY

Pik
2023 2024 2025 2026 2027
KinbkicTh manieHTiB
KinpkicTh naieHTiB, 166 178 190 201 210
SIKI HOTPeOyIOTh
JKyBaHHS*
Cuenapitt 1: 166 176 187 195 203

KiNBKICTh MAIi€HTIB,
SIKI BUKOPHCTOBYIOTh
HyciHepceH**

Cuenapiit 1: 0 0 0 0 0
KIJIBKICTH HAII€HTIB,
JUTSL SIKUX TUIAHYEThCSI

BUKOPHCTOBYBATH
pHUCIUILIAM

Cuenapiii 2: 0 0 0 0 0
KIJIBKICTH HAIl€HTIB,
SIKi BUKOPHCTOBYIOTh

HyCiHEpCeH

Cuenapiii 2: 166 176 187 195 203
KUIBKICTh MAIlIEHTIB,
JUTS SIKUX TUTAHYETHCST

BUKOPHUCTOBYBATH
pucaummiam**

Butparyn Ha BCIo MOMyIIALiIO NALi€HTIB, IPH
Cuenapiii 1 - B N I | D | N
BUTPATH Y CXeMi
JKyBaHHS
HYCiHepCEHOM, IpH
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Cuenapiii 2 - I I
BUTPATH Y CXeMi
JKyBaHHS

pucauiiiaMmom, Irpa

- 3 HUX BUTpaTH Ha
pHucaMIUIaM, TPH

I
I | N | B |
I | N | B |

BB Ha OroKer,
IpH

*KinbpKicTh 3a3HadeHa 06e3 ypaxyBaHHS MMOKa3HUKIB CMEPTHOCTI
**KinpKkicTs 3a3HaU€Ha 3 BpaXyBaHHSAM IOKa3HUKIB CMEPTHOCTI B 3aJISKHOCTI Bi 0OpaHoi Teparmii

OTxe, 3a NpPUIYIICHHAM 3asBHUKA Yy BHUMAJAKY, SKIIO HYyCiHepceH OyB
3araJbHOBXUBAHOIO MTpakTUKoro, npu 100% mepexo/i Bij 3aCTOCYBaHHS HYCIHEPCEHY
710 3aCTOCYBaHHS pUCAUILIAMY, JE€P>KaBa MOXKE 3a01IaAUTH _ TPH y IepIInit
(2023) pik JiKyBaHHS 1, BpPaxOBYIOUM BHKMBAHICTb, MPUPICT MNOMYJALIi Ta
0COOJIMBOCTI 3aCTOCYBaHHS HYCIHEPCEHY, 3a011aJ[)KEHHSI MOXKYTh MOCTIHHO 3pOCTaTH 1
CTAaHOBHUTH _ rpH Ha 'atuid (2027) pik JiKyBaHHS.

Xoua 6 mnpeocmaeneHomy cyeHapii npomscom 5 pokie Modxcymv Oymu
3A0WA0HCEHHS, 3ASABHUKOM OVI0 HEKOPEKMHO IHMepNnpemosano pe3yibmamu anauisy,
OCKIIbKU MAKCUMANbHI 3A0WAONCEHHS MOJHCYMb CHOCMEPIeamucs 8 nepuiull piK
3aCcmMoCy8ants, a 8 HACMYNHI POKU 80HU 3MEHULYIOMbC MA MONCYMb KOIUBAMUCS 8
meoicax 6i0 || KGN oc B -» 3 02120y na me, wo sionosiono oo
IHCMPYKYii. O MeOUYH020 3ACMOCYBAHHS HYCIHEpPCEeHY 6 nepuiuil piK NiKy8aHHs
HYCIHEepCeHOM NAYiEHmM NPUtMAc Oilbuie 003, HIJC Y 8Ci HACMYNHI POKU, A BIONOBIOHO
00 cyenapito 3as6Huka 6ci nayienmu 6 2023 poyi auuie po3noyuHaromv JiKy8aHHs
HYCIHEpCEeHOM.

5) mani moa0 KopekTHOCTI iH(popmalii NPpo HasABHICTHL a00 BIACYTHICTH
€KOHOMIYHHUX Ta KJ/IHIYHUX IepeBar 3aCTOCYBAaHHSl JIKApPCHKOIo 3acoly
NOPiBHAHO 3 IHIIUM JIKAPCHLKUM 32c000M 200 iHIIOK MEAUYHOI0 TEXHOJIOTI€I0
(a0o ix BiICYTHOCTI), HAaHi 3asSIBHUKOM.

Bubip Haiikpamoi mTIATPUMYIOYOi Tepamii OCHOBHHM  KOMIIapaTopoM
OOTrpyHTOBaHUW Ta NPUUHATHHUM, OCKIIBKM Hapasl 1€ € MOTOYHOI MPAKTUKOIO
3aCTOCYBaHHS y HalOUIbIIOT KUTbKOCTI natieHTiB i3 CMA B Ykpaini. B Toit sxe uac
PO3IIISIHYTO JIIKApChKUH 3aci0 HyCIHEPCEH B paMKaxX J0JaTKOBOTO aHANI3y KIIHIYHOI
e(DEeKTUBHOCTI, OE3MEeKH Ta €KOHOMIYHOI JOMIIBHOCTI, OCKUIBKH JJIs JIIKApChKOTO
3aco0y HyciHepceH npoBeneHo aepxkaBHy OMT st mikyBanus naiieHTiB i3 CMA 11
TUITY Ta BiAMOB1IHO A0 Hakazy MO3 Ykpainu Big 20.10.2023 Ne 1837 "IIpo BHeceHHs
3MiHU 70 Haka3zy MiHicTepcTBa OXOpOHU 370poB's Ykpainu Big 12 nucronaga 2021
poky Ne 2521" nepenbayeHo yTBOPEHHS MEPErOBOPHOI TPyl 3 MUTaHb JIOTOBOPIB
KEpOBAHOTO JIOCTYMY Ta MOYaTOK MPOBEIECHHS MEPEroBOPIB ISl JIKAPCHKOTO 3ac00y
HYCIHEPCEH.

3a pesynbraramu npoeaeHoi aepxkaBHoi OMT BcTtaHoBI€HO, 1O 1HPOpPMAITis
II0JI0 HASBHOCTI KJIIHIYHUX TMepeBar 3acTOCYBaHHS PUCAUIUIAMY TMOPIBHSHO 13
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3aCTOCYBAaHHSM HaWKpalloi miATpUMyI04oi Tepamii A HaiBHUX narienTis i3 CMA 11
ta HeaMmOynatopHux mamieHTiB 13 CMA 11l tunis 3a ganumu gocmimxenas SUNFISH
gactuHa 2 (myoOumikarii Mercuri et al., 2022 Ta Oskoui et al., 2023) Hamara KOPEKTHO.
Pucnumnnam mopiBHO 3 HaAWKpaIow MiATPUMYIOUYOK TEpami€lo MpOASMOHCTPYBAB
KJIIHIYHY TiepeBary y HaiBHuX namieHTiB i3 CMA Il ta neamOynatopHuX HaIfi€eHTIB 13
CMA 1III Tumis, 30KpeMa II10JI0 3MiHHU BiJ 6a30Boro piBHA y Oamax 3a MFM32 Ha
MOYaTKy JOCTIIKEHHs Ta depe3 12 MicdiliB, cepeHs PI3HMI Y 3MiHI 3a MCTOI[OM
HaMEHIUX KBaJpaTiB CKJaja
YaCTKM MaIll€HTIB 31 3MiHOIO0 6ana 3a MFM32 > 3 omaunwuii Bijg 6a3oBoro piHs OR

3MiHHM BiJ1 6a30Boro piBHs y 6anax 3a RULM Ha
; 3MIHU B1J1 0a30BOr0 piBHSA y Oanax
3a SMAIS 13 cTaTUCTUYHO 3HAYYLIOK PIZHUIEI0O HECKOPUTOBAHOTO 3HAYEHHS P,
CepeliHs PI3HMIIS B 3MiHI Ha

. Pezynbratu cioctepexeHHs naieHTiB yepes 24 micsii
JIKYBaHHS PUCAMILUIAMOM B IIUPOKIH 1 KIIIHIYHO HEOXHOPIH1MA MOy TAII€EHTIB -
JiTed, MTUNTKIB 1 Aopociux 3 mi3HIM noyatkoM CMA 1 pi3HOI TpHUBaJIOCTI
3aXBOPIOBAHHS CBIAYMIIM TPO CTAOUII3AIlil0 Ta MOKpAIIEHHA PYXOBOi (PYHKIIi B
[TaI[I€HTIB.

Ananiz 0Oe3neku y J0OCbe JUId TOPIBHSHHS PpUCOUIUIAMy Ta Halkpamoi
HiATPUMYIOUOi Teparii npeacTaBieHui 3a pesyiabratamu gociimxeHHs SUNFISH
gactuHa 2 (myOuikarii Mercuri et al., 2022 ta Oskoui et al., 2023). 3aragom Ha 12
MICAIIb CIIOCTEPEKEHHS 3arajibHa KuUIbKicTh [IP B rpymi pucaumiamy crnocrepiraiach
B 789 mauieHTiB Ta y 354 namieHTiB 3 rpynu mianedo. 3arajibHa KUIbKICTh HAIllEHTIB,
gkl manu > 1 cepito3aux 1P B rpymi pucaumiamy cranosuiia 24 namientu (20%) ta 11
nauieHTiB (18%) B rpymi mnane6o. B 000x rpynax crnoctepexeHHs JieTaabHUX
BUIIAJIKIB HE criocTepiranock. [Hdekuii AuxanpHuX MUISX1B, HA30(apHUHTIT, TIPEKCis,
rOJIOBHUM OUTb, J1apesi, OJIOBaHHS, Kalledb, OpOHXIT BigOynucs y Outbll HiX 15%
MalI€HTIB y Oynb-sKii rpyni JikyBaHHs. [IP, ki noBigoMisiince Ha >5% yacriiie B
rpyli pUCAMIUIaMYy, HIK Yy TpyIi ranebo Oynu mMmipekcis, aiapes, BUCHII, BUPA3KU
POTOBOI TOPOKHUHM 1 aTO3HI BUpPaA3KH, 1HGEKIT CEUOBUBIIHUX IUISAX1B, apTPaITis.
UYepes 24 micsini JikyBaHHS TPodsib O€3MeKu BiAMOBIAaB pe3ybTaTaM Oe3MeKH MmicIs
12 micsI11iB JIIKyBaHHS.

YTOBHOBa)KE€HUI OpraH MOTOKYETHCS 3 TBEPHKEHHSIM 3asBHUKA IPO Te, 110 3a
PE3yNbTATOM OIIHKU BiTHOCHOI €()EKTUBHOCTI Ta OE3MEKH PUCAUILIAMY MOPIBHIHO 3
HYCIHEPCEHOM HEMOJKJIMBO MIATBEPAUTH 200 CIIPOCTYBAIM KITIHIUHI TIEPEBarv TOTO YU
THIIOTO JIIKAPCHKOI0 3aC00y Yepe3 BIUIMB KOPUTYBAHHS XapaKTEPUCTHK IMAIIEHTIB HA
CTaTUCTUYHY TMOTYXKHICTb pE3yJbTaTIB Ta TE€TEPOreHHICTb, 5Ky HE BAAJIOCH
MOBHOI[IHHO CKOPUTYBATH CTATUCTUYHUMU METOJIAMHU.

JInst po3paxyHKy noTpeOu 3assBHUKOM OyJIM BpaxOBaHI MOKAa3HUKU MOIIUPEHOCTI
3a nanumMu Xb® “Ilitn 13 CMA” Ta CIpOrHo30BaHO 3aXBOPIOBAHICTH 32 CBITOBUMU
JaHUMHU Ta JaHUMU Jlep>kaBHOI ciy:KOM CTATUCTUKHU YKpaiHu, M0 € MPUHHATHUM
MiIX0I0M, MPOTE MOTpeda OXOPOHHW 3J0POB'St B 3asBIEHOMY JIIKapChKOMY 3aco0i,
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pO3paxoBaHa 3assBHUKOM, 3aJIMIIAETHCS OPIEHTOBHOI, OCKIIBKM CTATUCTUYHI JaHi
came manieHTiB 13 CMA B YkpaiHi BiICyTHI.

Pe3synbpratu mpoBeneHOro 3asBHUKOM aHalli3y €()EeKTHMBHOCTI BUTPAT CBIIYUTH
PO Te, IO I0AaBaHHS PUCTUILIaMY 0 HAMKpAIol MIATPUMYIOUOT Teparii Mae J0AaHy
e(EeKTHUBHICTh Ta KOPUCTb, IPOTE € OUIBII BUTPATHUM IOPIBHSHO 13 HAWKPAIIOHO
HIITPUMYIOUOIO Tepariero. [HKkpeMeHTanbHui moka3HuK edekTtuBHOCTI BUTpat ICER
nepesuinrye 5 BBII Ha qyiry HaceneHHs, a TOMy BUTPATH Ha JI0JIaBaHHS pUCIUILIIaMY
70 HaMKpaIoi mATPUMYHYOi Teparii € Hee(EeKTUBHUMH TOPIBHSIHO 3 HAWKpaIolo
HIATPUMYIOUOIO TEpami€lo, M0 € KOPEKTHUM. TakoX pUCIUILIAM € JIOMIHYIOYOIO
TEXHOJIOTI€I0 B JIOJIATKOBOMY CIIEHApii MOPIBHSAHO 3 HYCIHEPCEHOM, OJIHAK OCKUIBKU
HEMOJKJIMBO CHPOCTYBAaTH YW MIATBEPIUTH KJIIHIYHY IEpeBary OJHOTO YH 1HIIOTO
JIKapchKoro 3aco0y uYepe3 BIUIMB KOPUTYBaHHS XapaKTEPUCTHUK IMAIEHTIB Ha
CTaTUCTUYHY TMOTYXKHICTb pE3yJbTaTIB Ta TE€TEPOreHHICTb, 5Ky HE BAAJIOCH
MOBHOI[IHHO CKOpPWUTYBaTH CTAaTUCTUYHUMHM METOJAaMH, MOTPIOHO 3 OOEpEeXHICTIO
IHTEpNPETYBAaTU OTPUMaHI pe3yIbTaTH (apMaKOEKOHOMIYHOTO aHAII3Y.

3a pe3ynbTaTaMu aHali3y BIUIMBY Ha OIO/DKET BCTAHOBJIEHO, IO JOJABAaHHA
pUCAMIUIAMY 10 HaMKpalioi MIATPUMYIOYOi Tepamii € OuIbIl BUTPATHUM, HIX
HallKpallla miATpuMyloUa Tepanisi, 1o € KOpeKTHUM. JloJaTKOBUl BIJIMB HA OIOIKET
MOK€ KOJIMBATUCh BIJl rp 10 | = opr nonasanni
PUCAUIUIAMY JI0 HaWKpaIloi MmiITpUMyr04oi Teparii. BinoBiHO 70 peKOMEHI0BAHO1
IIKaJIM OIIHKY BIUIMBY Ha OIOJKET IIOJAO0 BUTpAT Ha 3asABJICHUM JIIKAPCHKUH 3aci0 B
VYkpaini Ha TiJCTaBl JaHUX JEp’KaBHUX BUTpAT Ha JiKapchbki 3acobu y 2021 pori,
MOKa3aHo, 0 TMPH JIOJAaBaHHI PUCIUIIAMYy JO HaWKpaIloi MiATPUMYHOYOoi Teparii
BILJIUB Ha OIODKET 1100 BUTPAT Ha 3asBJICHUN JIKAPCHKUM 3aci0 MPOTAroM 5 poKiB
Oyne Benukuil (Oumbmie 100 MuH TpH) Ta mNepeBUIyBaTUME MOPIr (iHAHCOBOI
nocrynuocti (176 v rpu) v [ HIl pasis, sanexuo Bix poxy nporsosysanns. 3a
MPUNYIIEHHAM 3asiBHUKA, SIKILIO HyCIHEPCEH OYB 3arajJbHOBXKUBAHOIO IPAKTUKOO, IPU
100% mnepexol BiJi BUKOPUCTaHHS HYCIHEPCEHY 0 BUKOPUCTaHHS PUCAMILIAMY,
nepxasa moxxe 3aoutanuty Bia ||| R o= o I oo, opore nanmii
CIICHapid € MOJCIBPHUM Ta HE BIJNOBIJAa€ 3arajJbHOBXHMBAHIM peajbHIM KIIHIUHIA
IPAKTHIII.

4. PexoMeHaamii mo10 BKJI4YEHHS (BUKJIIYEHHS) JiKapCcbKOro 3acoly /10
(3) HanioHaJIbHOTO mepestiky OCHOBHHUX JIIKaAPpCHLKHX 32c00iB Ta (a00) nmepeJikis,
10 3aKYNOBYIOTHCH 32 KOUITH JEP:KABHOI0 OOIKeTy Jisi BUKOHAHHA MPOrpam
Ta 3iCHEHHSI IEHTPAJi30BaHMX 3aX0AiB 3 OXOPOHH 370poB’ss, Ta (a0do)
pexoMeHAalii MO00 3aCTOCYBAHHSA ISl IJIeH OXOPOHM 3I0POB’Sl JIIKAPCHKOI0
3aco0y, omjiara, 3aKymiBJisi a00 BIAIIKOXYBAHHS BAPTOCTi SIKOT0 3AilICHIOETHCH 3
METOI0 BUKOHAHHSI PerioHajJibHUX HJILOBUX NMPOrpaM 3 OXOPOHH 30POB’s, IO
MOBHICTIO Y¥ YAaCTKOBO (PiHAHCYIOTHCS 32 PAXyHOK KOIITIB MicleBUX OIOJKeTiB,
Ta (a00) pexkomMeHaalil MOA0 YKJIAAEHHA a00 NMPOJAOBKEHHs il (MMPOJIOHTaIliI)
JOTOBOPiB KEPOBAHOI0 A0CTYNy Ta (a00) iHIII pekomMeHaaNil y pa3i He0OXiIHOCTI
YXBaJIeHHS pillleHb B CHCTeMi 0XOPOHH 3/10POB’sl.
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BiamoBimao no mm.2 m.6 Ilopsaky mpoBeneHHs IepKaBHOT OLIHKKA MEIMYHHUX
TEXHOJIOT1M, 3aTBep/keHoro mnoctaHoBolo Kabinery MinicTpiB VYkpaiHu Bin
23.12.2020 Ne1300, 6yno mpoBeAeHO AEpkaBHY OLIHKY MEIUYHHUX TEXHOJOTIH st
JKapChKOTO 3ac00y pUCAMILIAM 3a MOKa3aHHSIM: JIKyBaHHS HaiBHMX MAaIll€HTIB 5q-
acoIriioBa”oi crmiHaiabHOT M’s130B01 aTpodii II Tumy ta HeamOynaropHoro III Tumy
I0JI0 MO>KJIMBOCTI 3aCTOCYBaHHs MPOIEAYP KEPOBAHOTO JOCTYMY 3T1IHO MOJIOKEHb
noctanoBu Kabinety MinictpiB Ykpainu Big 27.01.2021. Ne61 «/lesxi muTaHHs 1010
JIOTOBOPIB  KEPOBAHOrO JOCTYIly Ta 3yNMHEHHS [ii ab3aly IepIIoro IyHKTy 12
noctanoBu KaGinety MinicTpiB Ykpainu Big 25 6epe3ns 2009 p. No 333y.

Bianosinno no mn.22 Tlopsiaky mnpoBeneHHS AEp>KaBHOI OIIHKA MEIUYHHX
TEXHOJIOT1H, 3aTBepkeHoro noctanoBoto KMV Bix 23.12.2020 Ne 1300, BuCHOBOK
YIOBHOBA)XEHOT'O OPTaHy Ma€e peKOMEHIALIMHUI XapakTep.

3a pesynbTaTaMu 0araToleHTPOBOrO, MOABIMHOTO CIINOTO, PaHIOMI30BAaHOTIO,
manefo-koHTposboBaHoro, (aszu I mocmimxkenns SUNFISH wactuna 2,
NCT02908685 (myOmikarii Mercuri et al., 2022 ta Oskoui et al., 2023) npu nopiBHSAHHI1
pUCAMIUIAMY Ta HalKpamoi HOIATPUMYIOUOl Tepamii y HaiBHUX NAall€HTIB 13
CIIHAJIbHOIO M's130BOI0 aTpodiero II ta III TUMiB BCTaHOBIEHO HASIBHICTH KJIIHIYHHUX
nepeBar pucIuIUiaMy IIOJ0 3MIiHU Bij 0a30BOro piBHA y Oajax 3a IIKaJo OIIHKH
pyxoBoi (PyHKIIT mpu HEpBOBO-M'si30BUX 3axBoproBaHHsx (MFM32) na mouarky
JOCITIDKEHHS Ta yepe3 12 MicAIiB 3a METOI0M HaliMEHIIIUX KBaJpaTiB

, 3M1Ha y 301IBIIIEHH] KUJIBKOCT1 OaJliB TOPIBHSIHO 3
0a30BMM pIBHEM CBIJUUTH MPO TMOKPAIIEHHS PYXOBOi (PYHKIT 32 MOXKIUBICTIO
BISTaHHS (MPUBENCHHS PYKU JO TPOTUIICKHOTO Iieda JJIsl BJASTaHHS BEPXHBOT
YaCTUHU TUIA), PYXJIHMBOCTI/MOOUTBHOCTI (BCTaTH MICAS CHAIHHS Ha MiJI031),
camMoJIormoMoru (MOKJIacTH Tepearuiiads Ta\ado KHUCTh Ha CTLT JUIs CaMOCTIHHOTO
MpUHoOMy K1), TIJHATTS Ta YTPUMAHHS NPEIMETIB (30MpaHHs Ta yTPUMaHHS JpiOHUX
MpeaAMETIB), (I3UMYHOI AKTUBHOCTI (X0[p0a 1Mo JiHli, CTpUOKM), HAUCaHHS (ITMCbMO
a00 MajtoBaHHS 3a JOMOMOTOI0 PYYKH) TOIIO; YAaCTKU MAIll€HTIB 31 3MiHOIO Oana 3a
IIKAJIOK0 OIIIHKK PyX0BOi (DYHKIIT Tpu HEPBOBO-M's130BHX 3axBoproBaHHsIX (MFM32)
> 3 oguHUIN BijJ 6a30BOTO PiBHS

; 3MIHHM BiJl 6a30BOro piBHA y 0Oanax 3a MOAYJIEM
JUIs OIIHKM BepxHiX KiHIIBOK (RULM) Ha

, 10 CBIAYUTHh TIPO TOKpPAIICHHS
MPOKCUMAJILHOI Ta JUCTAIBHOI pyX0BOi GyHKIIIT BEPXHBOI KIHIIIBKH (IEPEHECEHHS PYK
3 KOJIIH Ha CTUI, MaJlfOBaHHsS JiHII B3JOBX TMOMEPEIHHO HAAPYKOBAHOI JiHII, HE
BIJIpUBAIOYU PYKH BiJI MManepy, HATUCKAHHSA KHOTIKY OJHIEI0 PYKOIO, MiJHECEHHS Baru
200 r o pota, MAHATTS 000X PYyK HaJ FOJIOBOIO - BIJIBEICHHS ILJIeUa, MAHATTS PYKH
BUIIIC PIBHS IUI€Ua - 3rUHAHHS TjIeda TOIO); 3MIHM BiJl 0a30BOTO piBHS y Oanax 3a
MIKAJOK HE3aJIEXKHOCTI CHiHAIBHOI M's130B0Oi arpodii (SMAIS) Ha

, 10 CBIIYHUTH po
3MEHIIICHHS 3aJIe)KHOCTI MAIIIEHTIB 13 CHIHAIBHOIO M'I30BOI0 aTpodi€r0 Bl AOMIOMOTH
JOTJIsi1a4iB Y BUKOHAHH1 MOBCAKACHHUX A1l (HAPUKIIaa, IPUIOM 1K1, KylTaHHS TOLLO).
ToOTo pesynbratn aHai3y ePEeKTUBHOCTI PU MOPIBHSIHHI pUCIUTIIAMY Ta HAWKPAIIol
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HiATPUMYIOUOi Teparii 3a MpeACTaBICHUMH BHILE IIKAJIAMHU CB1IYaTh MPO BIJCYTHICTh
MpOorpecyBaHHs 3aXBOPIOBAHHS Ta TMOKpalIeHHS pyxoBoi QyHkmii. Pesynbrar
cyOrpymoBoro anamizy (iHbopmaris € KOH(IIEHIIIHHO0) TTOKa3aB, M0 3a MIKAJIOI0
OLIHKA pPyXoBOI (YHKIiI NpH HEPBOBO-M'S30BUX 3axBoproBaHHsX (MFM32)
3aCTOCYBAaHHS PHUCAMILIAMY IMOPIBHSIHO 3 HaWKpaIO MiITPUMYIOYOK TEpami€ero
JTEMOHCTPYE Kpanry €(HEeKTUBHICTD Y MAI[I€HTIB

[lomo mopiBHsAIBHOI Oe3meku (myomikaiiii Mercuri et al., 2022) yepe3 12 micsiiiB
CIIOCTEPEXKEHHS, TO 3arajbHa KUIBKICTh MOOIYHUX peakiliii B TPy pUCIUILIAMY
cnocrepiraiach B 789 mariieHTiB Ta y 354 maumieHTiB 3 rpynu Iuiane0o. 3araibHa
KUTBKICTh MAII€HTIB, sIKI MaJIA > 1 cepilo3HUX MOOITYHUX PEaKI[iid B IPYIl PUCIUTLIIAMY
ctaHoBuia 24 nauientu (20%) ta 11 namienTis (18%) B rpymi rmuane6o. B 000x rpymax
CIIOCTEPEKEHHSI JIeTaIbHUX BHUINAAKIB HE crocrepiranoch. I[Hdekmii auxalbHUX
HUISX1B, HA30(DapUHTIT, TIPEKCisl, TOJIOBHUM O1i1b, 1apesi, OJIr0BaHHS, Kalleab, OpOHXIT
B110ynnca y Outbil HIXK 15% mnanieHTiB y Oynb-akiid rpymi jgikyBaHHA. [loO1uHuMuU
peaKiisiMu, SK1 TOBLAOMIISITUCH Ha > 5% dacTilie B rpymi pUCAUILUIaAMY, HIXK y TpYIIi
rianie6o Oysiu mipekcis, Jiapesi, BUCHUI, BHUPAa3KU POTOBOI MOPONKHUHHU 1 adTO3HI
BUpPa3KH, 1HPEKIT CCUHOBUBIAHUX HUISXIB, ApTPAIITISL.

3a pe3yabTaTaMHM IPOBEJEHOTO HENPSIMOrO TOPIBHSAHHSA 3 KOPUTYBAHHSAM
BigmiHHOcTeN (MAIC) pucnumiamy Ta HyClHEPCEHY BCTAHOBIJIEHO, IO HEMOXKIIMBO
MIATBEPAUTH ab0 CIPOCTYBAIM KIIHIYHI TEpPEeBar TOTO UM I1HIIOTO JIIKAPCHKOTO
3aco0y depe3 BIUIMB KOPUTYBAaHHS XapaKTEPUCTHK TMAIl€HTIB Ha CTaTUCTUYHY
MOTYXKHICTh PE3yJbTATIB Ta TETEPOreHHICTh, SKYy HE BAAJIOCh MOBHOLIIHHO
CKOPUTYBAaTH CTATUCTHYHUMHU METOIAMH.

Kopotkuii minane6o-koHTponboBanuii nepioa gocnimpxkendss SUNFISH wactuna 2
(12 wmicsauiB) ta pochimxenus CHERISH (15 wicsiiB) 3yMOBIIIO€ HEBU3HAYEHICTh
I[0JI0 JOBFOTPUBAJIOI  KIIIHIYHOT €()EKTUBHOCTI pPHUCIUIIAMYy TOPIBHSHO 13
3aCTOCYBaHHSAM HaMKpamioi MATPUMYIOYOi Teparlii Ta HyCIHEpCEeHY NpH JIIKyBaHHI
MAIIEHTIB 13 CITHAIBHOIO M'I30BOIO aTpodieto, 30KkpeMa 1 B YKpaiHi.

3a pe3ynbpTaTaMH po3paxyHKiB 3asiBHUKA J0JAaBaHHs pUCIUILIaMY 10 HAMKpaoi
niaTpUMytouoi Teparnii 3adesneuye nogatkosi 0,37 LYG Ta 1,87 QALY nopiBHsHO 3
Halkpamoro miaTpumytouoto Tepamiero 1 0,14 LYG ta 0,32 QALY mnopiBHsHO 3
JI0JIaBaHHSIM HYCIHEpPCEHY JI0 HalKpamioi marpumyrdoi tepamii. CyKyIHi BUTPaTH Ha
JI0JIaBaHHS PUCAMIUIAMY 70 HAMKpaIioi mATpuMyrodoi Teparmii ( TPH) €
OUIBIIMMHU HIX CYKYITHI BUTpPaTH Ha HallKpally MiATPUMYIOUY Tepamiio (
rpn) v [l pasu ta mMenumvu nopiBmsHO 3 cyxynmEEME BuTpaTamu Ha momaBamms
nycinepceny no naiikpamioi miarpumyiouoi teparii (|l rpn). 3rizso Moneni
3asiBHMKA 3HAYEHHS 1HKPEMEHTAJIbHOTO TOKa3HMKa €()EeKTUBHOCTI BUTpaT MpuU
J0JIaBaHHl pHUCAUILIAMy JO HalKpalioi MIATPUMYIOYOi Teparii MOPIBHSIHO 13
HaWKpal[ow MiATPUMYIOYOI0 TEPAMi€l0 CTAHOBUTD I'PH Ha PiK 10AaHOTO
xuttd (LYG) Ta TPH Ha PIK JI0JaHOTO KUTTSI, CKOPUTOBAHOTO 32 SKICTIO

39



Pucounnam ons nikyeannsa naignux nayicnmie 5q-acoyitiosanoi cninanbnoi m s3060i ampogii Il muny ma neambyramopnozo I muny, 22.02.2024

(QALY). Ockinpku 3HaueHHs moka3Huka edextuBHOocTi BuTpaT ICER mepesumrye 5
BBII na nymry nHacenenns (659 720,00 rpH), BIATOBIAHO 0 MIKAIH PEKOMEHIOBAHUX
rpannyanx 3HadyeHb ICER B VYkpaini Taki BUTpaTd € HeePEKTUBHUMHU. 3a
pO3paxyHKaMH 3asBHUKA, PUCIUIIAM € JOMIHYIOYOIO TEXHOJIOTI€I0 TOPIBHSIHO 3
HYCIHEPCEHOM, TOMY IO PUCIUILIAM € OUIbII €()EKTUBHUM Ta MEHII BUTPATHUM,
OJIHaK 3a pe3yJIbTaTaMH MPOBEJECHOTO HEMPSIMOTO MOPIBHSIHHS 3 KOPUTYBAHHIM
BIJIMIHHOCTEH pHUCAUIUIAMY Ta HYCIHEPCEHY BCTAHOBIIEHO, IO HEMOXKIIUBO
M1ITBEPAUTH UM CIIPOCTYBATH KJI1HIUHI IEpeBary TOro YM 1HIIIOTO JIIKApChKOTO 3ac00y,
TOMY MOTPIOHO 3 OOEPEKHICTIO IHTEPIPETYBATH PE3yJIbTaTH (apMaKOECKOHOMIYHOTO
aHaizy.

JlomaBaHHS pHUCOUIUIaMy 10 HaMKpamioi MiATPUMYIO4Oi Tepamii MoB’si3aHe 3
BUIIIMMU BUTpaTaMU TOPIBHAHO 13 HaWKpallow MIATPUMYIOYOIO TEpamien —
JOTaTKOBWM BIUIMB Ha OOJDKET TPW JOAABaHHI PHCIWILIAMy 10 HaHKparioi
MIATPUMYIOUOi Tepamii KOJIMBA€EThCSA Bij _ TpH 10 _ TpH
MIPOTATOM 5 POKIB aHaMi3y. BiimoBIIHO 10 peKOMEHI0BAHOI IIIKAJIX OL[IHKH BILUIMBY Ha
OI0/KET II0JI0 BUTpAT Ha 3asABIICHUH JIKapChKHi 3aci0 B YKpaiHi Ha MiACTaBl JaHUX
JIep’KaBHUX BUTpAT HA JIKapchki 3acobu y 2021 porrl, moka3aHo, 010 MpH JT0JAaBaHHI
pUCAUIUIAMY J0 HaWKpaloi MATPUMYIOYOi Teparii BIUTUB Ha OIOKET II0JI0 BUTPAT
Ha 3agBJICHUM JIIKapChKuM 3acid mpotarom 5 pokiB Oyne Benukuil (Onbine 100 miH
IpH) Ta MepeBUIlyBaTUME MOpIr GiHaHCOBOI JOCTYMHOCTI (176 MIIH TpH) y ---
pa3iB, 3aJI€KHO BiJl POKY ITPOTHO3YBaHHS.

Otxe, 3a pesynbratamu jgepxkaBHoi OMT 1070 MOMKJIMBOCTI 3aCTOCYBaHHS
IPOIICAYPH JOTOBOPIB KEPOBAHOTO JOCTYITY 3TiJIHO IOJIOXKEHb IocTaHoBU KabiHery
MinictpiB Ykpainu Bix 27.01.2021. Ne61 «/lesaki nuTaHHsS 1[I0AO0 JOTOBOPIB
KEpPOBAHOrO IOCTYIy Ta 3yNMHEHHS Mii a03ally HepIoro ImyHKTy 12 mocraHoBm
Kabinety MinictpiB Ykpainu Bing 25 6epe3ns 2009 p. Ne 333» no nikapcbkoro 3aco0y
PHUCIUIITIAM BCTAHOBJICHO:

- HAsSBHICTh KOHCEHCYCHMX pexomeHnpauit (bonrapis, 2021; Yropmuna, 2021),
Jie 3a3HA4Y€HO, 110 JIIKYyBAaHHS Ta CIOCTEPEKECHHS 3a MallleHTaMU 13 CHIHAJIBHOIO
M'S30BOI0 aTpodi€r0 BUMAarae MyJbTUIUCIUIUIIHAPHOTO MIIXOMYy Ta PUCAHUILIAM €
OIHUM 13 XBOpP0OO-MOAM(IKYIOUUX JIKAPCHKUX 3aco0iB I JIKyBaHHA S5q-
acoIliiioBaHoi CriHAIBHOI M’5130B0i aTpo(ii y MaIi€HTiB BIKOM BiJl 2 MICSIIIB;

YoBHOBaXEHUH OpraH 3ayBaXKye, 110 BiAMOBIIHO 10 Hakazy MO3 Ykpainu Bin
18.08.2020 Ne 1908 "IIpo yTBOpeHHsI Ta 3aTBEPPKCHHS IMEPCOHAIBHHUX CKJIAIIB
MYJIBTHIUCIUIUTIHAPHUX POOOUUX TPYH 3 pO3POOKH Taly3eBUX CTAHAAPTIB MEAMYHOT
normoMoru " 31 3MiHamu Bif 3 kBiTHS 2023 poKy 3aTBEpKEHO MEPCOHATBHUMN CKIIajl
MYJIBTUAUCIUIUIIHAPHOI pOOOYOi TPYMHH 3 pO3POOKH Taly3eBUX CTaHAAPTIB MEIUYHOI
nornoMoru 3a temoro “IIporpecyrodi M’s130B1 AucTpodii: ciiHanbHa M’s130Ba aTpodis,
M'si30Ba nuctpodis HromeHa”.

- 32 pe3yJbTaTaMHu aHaji3y MOPIBHUILHOI KIIHIYHOI €(EKTUBHOCTI BCTAHOBJICHI
KJIIHIYHI [TepeBaru pUCAUILIaMYy MOPIBHSIHO 13 HAMKPAILIOIO MIATPUMYIOYOIO TEPAMIEI0
y HaiBHUX MAalI€HTIB 13 CMIHAIBHOIO M'a30Bot0 arpodietro Il Ta HeamOynaTopuoro 11
TUIIIB, TOOTO cTa0umi3allis Ta MOKpalieHHsS pyxoBoi (yHKIi depe3 12 MicsimiB
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(361s1bIIIEHHS KUTBKOCTI 0ajiB BiJ 6a30BOT0 PiBHS 3a MIKAIOIO OIIIHKU PYyXOBOi (QyHKITT
npu  Hepsoso-M'szosux  3axsoprosanuax (MFM32), |, 36irsmenns
KUTBKOCT1 TIAIIEHTIB 31 3MIHOIO Oaja 3a IIKaJor OIIHKK PyXoBOi (yHKIT mpu
HEPBOBO-M's130BHX 3axBopioBaHHIX (MFM32) > 3 ogunwuili Bix 6a30BOro piBHS
; 301IBIIIEHHS KIJILKOCT1 OamiB Biji 6a30BOTO piBHS 3a
monynem s ouinku Bepxuix kirnisoxk (RULM) |GG
I, :Gicucuus kinekocti GamiB Bix 6a30BOro piBHS 3a ILIKAJIOHKO
nesanexuocri cinansroi M'szosoi atpodii (SMAIS) GG

I Picovav GyB  nOpiBHSHO e(eKTHBHMM i3 HAHKpAI[OO
MIITPUMYIOUOI0 TEpaImi€r IoJ0 3MiHM Big 0a3oBoro piBHI y Oajmax 3a

(GYHKITIOHaTBbHOIO pPyX0BoI0 mIkajiow Xammepcemit (HFMSE)
;  3MIHM Big 0a30BOro HaWKpamoro BiJICOTKOBOIO
MIPOTHO30BAHOT0 3HAYEHHS (POPCOBAHOT JKUTTEBOT EMHOCTI JIETCHb
Ta OIIHKMA 3a IIKAJIOK  KJIIHIYHOTO 3arajibHOro
spaxcenns mpo 3minu (CGI-C) || G

-3a pe3yJbTaTaMu aHalli3y TMOPIBHSJIBHOI O€3MeKu TMpU 3aCTOCYBaHHI
pUCAMIUIAMY Ta HAMKpaIloi MiITPUMYIOYOi Tepallii JIeTajdbHl BUIAJAKU B 000X rpymnax
JOCITIDKEHHS OyJIM BIJICYTHI; BIICOTOK MAIlI€HTIB B TPYIIl PUCAUIIIIAMY Ta HalKpaIoi
HATPUMYIOUOi Tepartii, ki Mayiu > 1 cepito3Hux nmoodiunux peakiiit (20% npotu 18%)
Ta 4YaCTOTa BUHUKHEHHS OLIbII HIXK y 15% marieHTiB iHPEKIi AUXaIbHUX IIJIAXIB,
Ha30(apuHTITY, MipEKCii, TOJOBHOTO OOJIIO, Jiapei, OJII0BaHHs, KallLTi0, OPOHXITY OYyJIU
onHakoBUMU. [10O61UHUMH peakIlisiMU, K1 MOBIIOMIISUIUCH HA >5% dacTilie B TpyIi
pUCAUIUIAMY, HIK y TPyl HaWKpaloi miaATpuMyr4oi Teparii Oyiu mipekcis, aiapes,
BUCHUII, BUPA3KU POTOBOI MOPOKHUHU 1 aTO3HI BUPA3KU, 1HQPEKII CEYOBUBIIHUX
LUISIX1B, apTPaITis;

- IKICTh JIOKAa30BUX JJaHUX (BHCOKA METOJIOJOT1UHA SKICTh);

- pe3yJIbTaTh aHajizy e(EeKTUBHOCTI BUTpAT MpU JOJIaBaHHI pUCIUILIAMY [0
HaWKpamoi MIATPUMYIOUOi Teparii MNOpIBHSHO 3 HaWKpamow MOIATPUMYIOUYO0I0
Tepami€ro MoKa3aid, U0 BUTPATH Ha PUCIUILIAM € Hee()EKTUBHUMHU BIANOBIAHO 0
KAl peKoMeHjoBaHuX rpannyHux 3HadeHb ICER B YkpaiHi, OCKiIbKH 3HAYEHHS

ICER (I =/ QALY) nepesumye 5 BBII na nymy nacenenss (|G
TPH);

- 32 pe3yJbTaTaMu aHaJi3y BIUIUBY Ha MOKAa3HUKHU OIO/DKETY JOJaTKOBUM BIUINB
Ha OMO/DKET TMpHU JOJaBaHHI PUCAHWIUIAMY 10 HaWKpamoi MiATPUMYIOUOi Tepartii
npotsrom 5 pokie moxe xomuBatuch Bin || 2 o TGN
BiamoBinHO 10 peKOMEHIOBAHOI MTKAJIN OIIHKY BILTUBY Ha OFOJDKET II0JI0 BUTPAT Ha
3asiBJICHUN JIIKapchKUi 3acid B YKpaiHl Ha MiACTaBl JaHMX AEp>KaBHUX BUTPAT Ha
Jikapchki 3acoom y 2021 porri, moka3aHo, 10 NPH JIOJaBaHHI PUCIUILIAMY IO
HaWKpalioi MATPUMYIOYOi Teparlii BIUIUB Ha OIO/KET II0J0 BUTpAT Ha 3asiBICHUU
JiKapchkui 3acid mpotsaroMm 5 pokiB Oyne BenukuM (Outemie 100 muH rpH) Ta
nepeBUIlyBaTUME MOPIr GpiHaHCOBOI AOCTYNMHOCTI (176 MiH TpH) y -—- pas3is,
3aJIEKHO B1J] pOKY IPOTHO3YBaHHS;

- €M1AEMIOJIOTIUHI TTOKA3HHUKHU 100 3aXBOPIOBAHHS (32 JaHUMHU XapKiBCHKOTO
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6naroziitHoro Gouay «liTH 13 CiHAIBFHOIO M'A30BOI0 aTpodiero» ctanoM Ha 2022 pik
MICTUTBCS 3anuc mpo 139 maiieHTiB i3 criHaIpHOIO M's130BOI0 atpodieto Il Tumy ta 64
MAIE€HTH 13 CMIHATBHOIO M's130B010 atpodiero 111 Tumy);

- OPIEHTOBHA KIUJIBKICTh MAIlIEHTIB 13 CHiHAIBHOIO M's130BoI0 atpodiero 11 ta III
tumiB Ha 2024 pik craHoBuTUME 178 marienTiB, Ha 2025 pik - 190 namienTis, Ha 2026
pik - 201 marienT, Ha 2027 pik - 210 naIieHTiB;

- IPIOPUTETHICTH AOCIIHPKYBAHOTO 3aXBOproBaHHsA (HakazoM MO3 VYkpainu Bij
27.10.2014 No778 cninpHy M'si30BYy aTpodito BigHeceHo mo0 “Tlepeniky piakiCHHUX
(opdhaHHUX) 3aXBOPIOBaHb, 10 MPU3BOIATH 10 CKOPOUEHHS TPUBAJIOCT1 AKUTTS XBOPUX
a00 X 1HBaJIIAU3AIII] Ta IS AKUX ICHYIOTh BU3HAH1 METOIM JIIKyBaHHs . 3a0e3MeueHHS
JOCTYIly TAIl€HTIB, SIKI CTPaXIAlOTh Ha piAKICHI (opdaHHi) 3aXBOPIOBAHHS, IO
JKApChKUX 3ac001B, MEAMYHUX BUPOOIB Ta MPOJYKTIB CHEUIATBHOTO JIIKYBAJIBHOIO
XapuyBaHHsI € OJiHI€l0 13 ckiaaoBux “Ilnmany 3axomiB mono peanizamii Konuemiii
PO3BUTKY CHCTEMH HAJaHHS MEIWYHOI JOTIOMOTH TAaIliEHTaM, SKi CTPaXTar0Th Ha
pinkicHi (opdanHi) 3axBoproBanHs, Ha 2021-2026 poku™);

- pUCIMIUIaM HE TOoTpedye CHeUiaIbHOro OOJagHaHHS Jii BHKOPHUCTAHHS;
HaBYaHHS TEPCOHANy 3aKkjaJiB OXOPOHU 3J0pPOB’s, MAIIEHTIB ab0 X 3aKOHHHX
IPEICTaBHUKIB MI0JI0 CTIIOCO0Y PO3BEACHHS, IPOTE BUMAarae 30epiraHHsi TOTOBOTO J10
BUKOPUCTaHHSI OpPaJbHOTO PO3YMHY B XOJIOAWJIBHHKY Ipu Temmeparypi 2—8 °C B
OpUTIHAJBHINA YHAKOBIIl 3 METOI 3aXMCTy BijJ CBiTIa 64 1HI Yy BEPTUKAIHLHOMY
MOJIOKEHHI; He IOoTpeOye 3MiH MPUHIMIIB Ta/ad0 METOMIB BCTAHOBJICHHS Ta
Bepudikarlii 1iarHo3y, J10JaTKOBUX IarHOCTUYHUX OIIIHOK, 3MiH IPHHIIMIIIB Ta/a0o0
METO/11B MOHITOPUHTY CTaHy MAIlIEHTIB B MPOIIEC] 3aCTOCYBAHHS JIIKAPCHKOTO 3ac00Y;
JIOJIATKOBOTO 3aCTOCYBaHHSI 1HIIOTO JIIKAPCBKOTO 3acol0y, a TakKOoXX HaJaHHS
J0JIaTKOBOI JIeTali30BaHoi 1H(popMalli 11010 MEAUYHOTO 3aCTOCYBAaHHS pUCIUILIAMY,
TOOTO 3acTepekeHb 3 0€3MeKH, OCOOIMBOCTEN 3aCTOCYBAaHHS, 1103a THCTPYKIIEO s
MenuuHoro 3actocyBanHs. Kniniuni ¢axisui HamioHansHOT quTA401 crieriaai3oBaHO1
nikapHi “OXMaTauT” 3a3HaYal0Th, 110 €PEKTUBHICTH J1KYBaHHS 3aJI€KUTh Bl CTYIIECHS
BUPAXEHOCTI CUMNTOMIB Ta (DYHKIIOHAJIBHOTO CTAaHY MAlllEHTa HA MOMEHT CTapTy
Tepamnii Ta Ha (DOHI MATOTEHETHUYHOI Teparii BiIOyBa€eThCs 30€peKeHHs Ta/abo
MOKpPAIIEHHS M'SI30BO1 CHJIH, TOHYCY Ta MOTOPHHX HAaBUYOK. BiIMiHA MaTOreHETHYHO1
Teparnii IPUBOIUTHCS 10 BIJHOBJICHHS MPOTPECYBAaHHS 3aXBOPIOBAHHS;

- TCHEpUYH1 JIIKApChKI 3acCO0M Ha PUHKY YKpaiHU IS JIIKApPChKOTO 3aco0y
PUCAUILIAM BIJCYTHI.

BpaxoByroun BuIlE3a3HAuYCHE, PEKOMEHIOBAHO PO3TJISHYTH MOKIIUBICTh
MIPOBE/ICHHS TIEPETOBOPIB 100 TOTOBOPIB KEPOBAHOTO JOCTYMY JHJisi JIIKAPCHKOTO
3aco0y pucauriaM (MOPOIIOK JJI OpajdbHOTO PO34YuHY, | Iisdmka MicTUTh 60 mr
pucaumuiamy y GopMi Mopomka Jjisi OpajdbHOTO PO3YMHY) JUIsl JIIKYBaHHS HAiBHHX
NaII€HTIB 13 CMIHABHOIO M's130B010 atpodieto II Tuny ta HeamOynatopuoro Il Tumy,
3 MOJAJIBIIAM MOHITOPUHTOM JaHUX IIOJI0 KUIBKOCTI MAIli€HTIB Ta JaHUX MI0/0
e(eKTUBHOCTI Ta 0€3MeKN PUCAUILIAMY B PeaJIbHIM KITIHIYHIN NpakTUIll B Y KpaiHI.

JlocsiTHeHHsT TIOpOory e(EeKTUBHOCTI BUTpaT 3a IIKAJIOK PEKOMEHIOBAaHUX
rpannyauX 3HadeHb ICER B VYkpaini BiAMOBIIHO A0 HAJaHOI 3asSBHUKOM MOJEII
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dbapMaKkOEKOHOMIYHOTO  aHANI3y JOJaBaHHS  PUCAUIUIAMY 10  HaWKpamoi
MIITPUMYIOYOi Tepartii MOPiBHIHO 13 HAWKPAIIOTO MiATPUMYIOYOI0 TEPAITi€0 MOXKIIUBE,
SKIIO I[iHA Ha JIKapChKHUM 3acid pucaumuiaM Oyje 3HMKeHa HEe MEHIIE HIK Ha -%
BiJl 3asBJICHOI I[IHOBOI MPOTO3MIIii 10 PIBHSI - TPH 3a IUIAIIKY (1Sl TOCATHEHHS
nopory Ha piBHi 3 BBII na aymy nacenenust — 395 832,00 rpH) Ta Ha -% BiJl
sasiBienoi ninosoi mpomnosuuii 1o piss [rpu 3a mssmky (s mocsrrenns mopory
Ha piBHI 5 BBII Ha nymry Hacenenns — 659 720,00 rpH)

5. Indopmanisi o0 CTPOKY il BACHOBKY YIIOBHOBAKEHOI'0 OPraHy

BignmosigHo g0 m. 21 [opsaaky BUCHOBOK YHOBHOBa)KEHOTO OpraHy CTOCOBHO
BIJIMOBIAHOT MEIMYHOI TEXHOJOT1] BBa)XAE€THCS YUHHUM JO MOMEHTY MPOBEICHHS
HOBOI JIep>KaBHOI OI[IHKK MEJIUYHO1 TEXHOJIOTi.
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