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BucnoBok
YIIOBHOBAKE€HOT'0 OPraHy 3 JePKABHOI OLIHKH MeIUYHUX TEXHOJIOTIii 32
CKOPOYECHOI0 MPOLEAYPOI0: PUCIUILIAM

epacasena oyinka meOuuHUX MEXHONO02IU 3A CKOPOYEHOI Npoyedypolo 3a
36eprenuam MO3 Vkpainu npogedena ynoHOBANCEHUM OP2AHOM 3 0EPHCABHOIL
OYIHKU MEeOUYHUX MEXHON02IU 810N0BIOHO 00 umoe I1opsoKy nposeder s 0epiHcasHOi
OYIHKU MEeOUUHUX MexXHON02IU, 3ameepodxceno2o nocmarnosoro Kabinemy Minicmpis
Vkpainu 6io 23.12.2020 Nel300 ma cxknadaemvcsi 3 aHanizy NOpPIGHANbHOL
eghexmusHocmi (pe3ynomamusHocmi), b6e3nexku ma 6nau8y Ha 6r0xHcem aiKapCcbKo2o
3ac00y Ha OCHOBI OaHux 3 GIOKpumux Odicepen IiHpopmayii. Bucrosok
VHNOBHOBAHCEHO20 OP2AHY 3 0EPIHCAGHOT OYIHKU MEOUUHUX MEXHONO2IU 3 CKOPOYEHOIO
npoyedyporo Mae pekomeHoayitinui xapaxmep. [lpedcmaeneni o0ami y GUCHOBKY €
AKMYanoHUMU CMAHOM HA 0amy U020 Ni020MOBKU.

1. Indopmania npo aaTry NpoBeleHHS AeP:KABHOI OWIHKH MeIMYHHUX
TEXHOJIOTI 32 CKOPOYEHOK IMPOLEAYPOI0 3asiBJIEHOI0 JIKAPCHKOro 3acody:
04.08.2025.

Heporcasna oyinka meouunux mexwnonoeiu (0ani - OMT) 3a cropoueHoro
npoyeodypoio iKapcobKko20 3aco0)y pucoOuniam 3a NOKA3aHHAM JIKY8AHHS NAYIEHMIE 3
CRIHAILHOW M 51308010 ampodghicto (Oani — CMA) 1 muny eikom 6i0 2 micayie Oyna
nposeoena 3a 3eepreHuam MO3 Vkpainu na euxounanus nionyukmy 6 nyukmy 8
llopsoxy nposedenHss 0epiHcagHOI OYIHKU MEOUYHUX MEXHON02IU, 3amEepONCEHO20
nocmaunosorw Kabinemy Minicmpie Yxpainu 6io 23.12.2020 Ne 1300 (nucm MO3
Vkpainu 6i0 05.05.2025 Ne25/14470/2-25 ma 6io 22.05.2025 Ne25/16688/2-25).

V 2021 poyi ynosnosadicenum opeanom 0yno nposedeno oepacasrny OMT
JIKAPCbKO20 3ac00y pucouniam 3a NOKA3aHHAM 1ikyeanus nayienmis iz CMA 1 muny
giKoM 8i0 2 micayie ma 3a pe3y1bmamamu nepeuHHoi ma ¢axoeoi excnepmu3su 3as16u
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ma docve, wo Oyau HAOAHI 3AAGHUKOM, CHOPMOBAHO BUCHOBOK YNOBHOBAIICEHO20
opeany 6io 08.12.2021%.

2. Indopmanis npo 3asiBiieHmil JikapcbKkuii 3acid

1) naiimenyBaHHsl (mpi3BUINe, iIM’sl, MO 0aTbKOBi) 3asiBHUKA Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Y:

CranoM Ha 04.08.2025 B JlepkaBHOMY peecTpi JiKapChKUX 3ac00iB2:

EBPIC/I, nopotiok st opaibHOro po3uuny, 0,75 mr/mi;

PIT UA/19668/01/01 tepmin aii 3 29.09.2022 no 29.09.2027

Bupoonux

®.Xopdpmann-JIs Pomr JItn (BupoOnHunrBo HepozdacoBaHOTO MPOIYKTY,
MEepBUHHE TAaKyBaHHS (CTalis HAMOBHEHHS TIUIAIIOK), BUIIPOOYBAaHHS KOHTPOJIIO
AKOCTl, BTOPUMHHE IIaKyBaHHS, BHITYCK cepii; BupoOHMITBO Hepo3dacoBaHOrO
MPOAYKTY, MEPBUHHE MaKyBaHHS (CTalsl HAMOBHEHHS IUISIIOK), BUIPOOYBaHHS
KOHTPOJTIO SIKOCTI (T€CTyBaHHS MIKpOOI10JIOTTYHOI YUCTOTH)), LIBeiapis

3asBuuk TOB “Pom Ykpaina”, Ykpaina.

2) ToproBeJ/ibHa Ha3Ba JIKAPCHKOI0 3ac00y:

EBPICAI®

3) MI2KHAPOJHA HENMATEeHTOBAHA HA3BAa 200 CHHOHIMiYHE HATMEHYBAHHS

Pucaumiam/Risdiplam.

4) ckyax JiKapchbKoro 3aco0y (niro4i Ta 10MOMisKHI pe4OBHHH):

nitoya pedoBuHa: pucauruiam (risdiplam); 1 roistmka  wmictute 60 Mr
pucauruiamy; 1 M1 BiIHOBJIEHOTO PO3YUHY MICTUTH 0,75 MT prcaUILIaMy; TOMOMDKHI
peuoBuHu: MaHIT (E 421); 13omanet (E 953); monyHuunuii apomaTusaTop; KUCIOTa
BUHHA; HaTpito Oenzoar (E 211); momerunenrmikons 6000; caxapanosa; KucCIoTa
ackopOlHOBa; IMHATPIIO €/eTatT, JUriapart.

5) popma BUnIyCKY:

MOPOUIOK JJI1 OPAJILHOTO PO3UHHY.

6) cnocid 3acToCcyBaHHS JIKaPCHKOIO0 3aC00Y:

OpanbHuii po3uud npenapary Espicai® moBuHeH rotyBaTn MeauuHui (axiBelnb
(ToOTo Nikap abo (apmaiieBT) repe; BiAMyCKOM IMAIliEHTY.

MenuyHoMy TpaiiBHUKY HEOOXITHO Tepes] 3aCTOCYBAaHHSIM TEpIIOi 03U
0OrOBOPUTH 3 MAIIEHTOM a00 0CO0010, SIKa OTIISAIAE 32 MAIlIEHTOM, SIK IPUTOTYBAaTH
Ta MPUUHATH IPU3HAYCHY JOOOBY 103y

[TourHaTH Ta KOHTPOJIIOBATHU JIiKyBaHHs mpemnaparoM Espicai® nmosunHi mikapi,
SK1 MarOTh JIOCBIJl IIaTHOCTUKU Ta JIIKYBAaHHS TAIIE€HTIB 31 CHIHAIHHOIO M S30BOIO
aTpodiero.

Jlikapceknii 3aci6 Espicai® mpuiiMaroTe nepopansHO OOUH pa3 Ha o0y,
pUOJIM3HO B OJIMH 1 TOH e 4Yac MOIHS, BUKOPUCTOBYIOUH IIIPHUIIN JIJIT OPATBHOTO
OpUHOMY JUII TIOBTOPHOTO BHKOPHCTAaHHS, 10 HAJAlOThCS B YIAKOBIII.

1 https://www.dec.gov.ua/wp-content/uploads/2021/12/rysdyplam_-vysnovok_sajt1.pdf
2 http://www.drlz.com.ua/
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PekoMenmoBana n03a npenapary Espicai® s mikyBanus CMA BH3HAa4Ya€Thes
3aJIe)KHO BiJ] BIKY Ta MacH Tiya namienTta (tadmums 1).

Taoauus 1. Pexxum 103yBaHHS 3aJIe)KHO BiJl BIKY Ta Macu Tijia

Bik® Ta maca Tina PexomeHnaoBaHa 1000Ba 103a
Bl 16 qHIB 10 < 2 MICSIIIB 0,15 mr/xr

B1J1 2 MICSIIB J10 < 2 POKIB 0,20 mr/xr

> 2 pokiB Ta Maca Tua < 20 Kr 0,25 mMr/kr

> 2 pokiB Ta Maca Tija > 20 Kr 5 mr

? Ha mizicTaBi CKOPUTOBAaHOTO BIKY JIJIsl HEJIOHOIIEHUX HEMOBJIAT.

3MiHy 7034 HEOOXIiAHO 3IMCHIOBATH Mij] HAIJISIZIOM MEAUYHOTO ITpalliBHUKA.
JlikyBaHHsI 1OOOBOIO JI03010 BHIIIE 5 MI' J0TeNep HEe BUBYaIOCh. Hemae nanux oo
3aCTOCYBaHHS HEMOBJISITaM BIKOM /10 16 JHIB.

7) inpopMmallisi PO HAABHICTH AEP:KABHOI peecTpauii JiKapcbKoro 3acody B
Ykpaini:

EBPICAI®, nopomok 1yl opajabHOro po3uuny, 0,75 mr/mi.

Peectpaniitne nocimuenus UA/19668/01/01 tepmin aii 3 29.09.2022 mo
29.09.2027.

8) dapmaxkosioriyuna gif JIKapCcbLKOro 3aco0y Ta KOA 3a aHATOMO-
TepaneBTHYHO-XIMIYHOIO KIacupikauicro:

3aco0u, 10 BIUIMBAIOTH HA OMOPHO-pYyXOBWM amapar. [Hmn 3acobu, 110
3aCTOCOBYIOTHCA Y pasi matoJjorii onopHo-pyxoBoro anapary. Kog ATX M09A X10.

9) noka3aHHA 10 MeIUYHOT0 32CTOCYBAaHHA, 32 AKHM I01aBAJIACH 3a8Ba:

HepxaBny OMT npoBeaieHO 3a CKOPOUEHOO MPOLIeayporo 3a 3BepHEHHSIM MO3
VYkpainu, mo He nepeadadano IMojaHHS 3asBd. Y JucTi 3BepHeHHI MO3 Bifg
05.05.2025 Ne25/14470/2-25 Bu3HaYCHUM IMOKA3aHHSM JIJIsI IOIAJTIBLIITOTO MPOBEICHHS
nepxaBHoi OMT 3a ckOpo4EeHOI0 MPOLEAYPOIO € JIIKyBaHHs nauieHTiB 13 CMA 1 tumy
BIKOM B1JI 2 MICSIIIB.

10) moxa3aHHs 10 MeIMYHOI'0 3aCTOCYBAHHA BiJANIOBIIHO 10 IHCTPYKUII 115
MEJIUYHOI0 3aCTOCYBaHH#A, 3arTBepa:xkeHoi MO3, 3a HasiBHOCTI JepKaBHOI
peecTpaii JikapcbKOro 3aco0y B YKpaiHi:

JlikyBanHs 5q-acoiiiioBaHoi cniHaiabHOi M’si30BOi arpodii (CMA) y niteit 1
JOPOCTUX TAIIEHTIB.

11) indopmania nMpo HAABHICTH NMOKA3aHb 10 MEIMYHOI0 3aCTOCYBAHHS
JIKaApChKOro 3ac00y 1J151 BUKOPUCTAHHS M YaC HAJAHHA MeJINYHOI 10MOMOTH
NPHU CTAHAX, [0 323HAYEHI Y NPIOPUTETHUX HANIPSIMAX PO3BUTKY cdepu 0XOPOHH
310POB’si:

VY nucti 3BepHenHi MO3 (Big 05.05.2025 Ne25/14470/2-25) 3a3HaueHo, 1o 3
ypaxyBaHHAM MiANYHKTY 6 myHKTy 8 I[lopsimky mpoBeneHHs AEp)KaBHOI OINIHKH
MEIUYHUX TEXHOJIOT1H, 3aTBEpAKeHOro nocraHoBoro Kabinery MinicTpiB Ykpainu
Bix 23.12.2020 Ne 1300, MO3 mnpocuTh MPOBECTH AEPHKABHY OLIHKY METUYHUX
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TEXHOJIOT1H 32 CKOPOYCHOIO MPOIIETYPOIO MO0 JIIKAPCHKOTO 3aC00Y PUCIAUILIAM IS
nikyBaHHs CMA 1 Tuny y mami€HTiB BIKOM BiJl 2 MiCSAIIiB.

CMA BXxomuTh /[0 Tepeniky piakicHuX (opdaHHHX) 3aXBOPIOBaHb,
3aTBepakeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi octuiii Ykpainu 13 nuctonana 2014 p. 3a Ne 1439/26216.

Cnin 3a3Ha4UTH, 0 3a0€3MEUCHHS JTOCTYMY MAaIll€EHTIB, K1 CTPaXKJIAalOTh Ha
pinkicH1 (opdaHH1) 3aXBOPIOBAaHHS, 0 JIKAPCHKUX 3ac001B, MEAUYHUX BUPOOIB Ta
IIPOJIYKTIB CIIEIIaIbHOTO JIKYBaJIBHOTO XapuyBaHHS € OJIHIEIO 13 CKIIaoBuX «Ilnany
3axoAiB 100 peanizamii KoHuenmii po3BUTKY CHUCTEMH HaJaHHS MEIUYHOI
JIOTIOMOTH TaIlieHTaM, SIK1 CTpakJaroTh Ha piaKicHI (opdaHHI) 3aXBOPIOBAHHS, Ha
2021-2026 poxm». Metoro 11i€i Konrentii € 3MeHIIeHAs] CMEPTHOCTI BiJl PiIKICHUX
(ophaHHMX) 3aXBOPIOBAHb, MTIABUIIEHHS SIKOCTI JKUTTS MAIIEHTIB, SKi CTPAXKIAIOThH HA
piakicHi (opdaHH1) 3aXBOPIOBAaHHS, HUIAXOM 3a0€3MEUEHHs CIPaBeIMBOrO Ta
PIBHOTO JOCTYIY JO SIKICHOI MEAWYHOI JOMOMOTH TaKUM TMallieHTaM, 30Kpema J0
AKICHUX, €(pEKTUBHUX Ta O€3MEYHUX JIKAPChKUX 3aCO01B ISl JIIKYBaHHS PiAKICHUX
(ophaHHMX) 3aXBOpPIOBaHb, O MEIWYHUX BHUPOOIB Ta MPOIAYKTIB CIIELIAIBHOIO
JIKYBaJIbHOTO XapuyBaHHS, a TaKOX IMCUXOJOTIYHOrO CymnpoBoay. Meta 1 1 i€l
Konnenmii BinmoBigatoth Llimssm cramoro possutky Ha 2016 — 2030 poxw,
3arBepKeHuM [lopsiikom neHHuM B Taimy3i po3Butky Ha Camiti OOH, 1o BinOyBcs
y BepecHi 2015 poky B pamkax 70-i cecii ['enepanbnoi Acam6aei OOH®,

3. BICHOBOK YNOBHOBA:K€HOI'0 OPraHy IIOAO pPe3yJbTATIB NMOPiBHAJILHOI
epexTUBHOCTI (pe3yJIbTATHBHOCTI), Oe3nekH, e(QeKTUBHOCTI BHUTpPAT Ha
JiKapchbKHH 3a¢i0 Ta aHAJI3Y BIVIMBY HA NOKA3HUKHU OIOKETY

1) naHi 010 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

CniHasibHI M’5130B1 aTpoii OXOIUTIOIOTE IPYIly HEPBOBO-M SI30BHX PO3JIa1B, 110
XapaKTEPU3YIOThCS JIETEHEPAL€0 anb(pa-MOTOHEUPOHIB y CIMHHOMY MO3KY 3
MPOrPECUBHOIO aTpodiero M’431B, caOKICTIO Ta mapaniyem. Hailinommpenima gopma
CMA BukinukaHa JeeKToM TeHy BIKMBaHHA MoToHelpoHiB 1 (SMNI),
nokamizoBaHoro B 5ql11.2-q13.3. Jlo ui€i ¢dopmMu HaNEKUTh IMIMUPOKUNA CHEKTP
dbeHoTuniB, M0 KIaCU(pIKYIOTHCS B KIIHIYHI TPYIX 32 BIKOM J€OI0TY 3aXBOPIOBAHHS
Ta MaKCUMAJIBHOI IOCATHYTOT MOTOPHOI (PYHKITIT:

- ny»e cia0Ki HEMOBJISTA, HE3/IaTHI CUJIITU O0€3 MATPUMKH (T 1);

- HEXOJIs141 MAIliE€HTH, 37aTHI CUIITH CAaMOCTIHHO (THM 2);

- XOJIs141 MAIlI€HTH 3 J€OI0TOM 3aXBOPIOBAHHS B TUTSYOMY (THM 3);

- X041 NaicHTH 3 1e6F0TOM 3aXBOPIOBAHHS B J0POCIOMY Bini (Tum 4)%,

3a 1Hdopmariiero 06a3d JaHUX PIAKICHUX 3aXBOPIOBaHb aMEPUKaHCHKOI
HEKOMepIiiHO1 opraHizamii “HamioHansHa opraHizaiisi 3 piIKICHUX 3aXBOPIOBaHb”
(National Organization for Rare Disorders, NORD) 3axBoproBanicth Ha CMA

3 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80# Text
4 https://www.dec.gov.ua/wp-content/uploads/2025/04/2025_kn_sma.pdf
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cranoBUTh npu6m3Ho 1 Ha 10 000 HOBOHapomkeHux. CMA 01HaKOBO Bpaxae >KiHOK
1 4onoBikiB (ocTanHe oHOBICHHA 17.04.2024)°,

3a gaHMMH BIJKPUTOTO JpKepena iHdopMmalii mpo PiAKICHI 3aXBOPIOBAHHS
OrphaNet® cranom Ha uepBens 2021 poky cepeiHs HOMMUPEHICTh CIIIHAIBHOT M'I30BOi
atpodii (CMA) ouintoerses B 1/12 000, 3 sikux npudnanzno 60% npunagae Ha tui 1.

B Vkpaini icHye HemepxaBHuil peectp xBopux Ha CMA Big XapKiBCHKOTO
onaroxiiinoro Qgormy «Jitm 31 CMA» (mami - ®onnx)’. BigmoBigHO 10 OCTaHHIX
JOCTYITHUX JaHUX Y BIAKPUTOMY JIOCTYMi, SKI TakoX OyJIM BHUCBITJICHI
YIOBHOBOKEHUM OpraHoM y BUCHOBKY Bij 08.12.2021, ctanom Ha 01.01.2020 p. B
VYkpaini npoxkuanu 267 namieHtiB 13 CMA. A cranoMm Ha TpaBeHb 2021 p. y peecTpi
®onay micTuBcs 3anuc npo 244 mamienta, 3 HUX 220 oci6 13 miaTBepmxernnm JJTHK
ananizoM: CMA 1 tuy — 31 xBopux, CMA 2 tumy — 151, CMA 3 tuny— 38 oci0, 24
Talli€HTa OYiKyBaaM Ha BepuQiKallio aiaraosy?®.

BignoBigHo 1o naHux, HagaHux y noxatky jgo jucta MO3 Bim 22.05.2025
Ne25/16688/2-25 cranom Ha maTy MmiArOTOBKH BUCHOBKY, KUIBKICTD MAIli€HTIB, SIKIM
npusHaueno nikapewkuii 3aci6 pucmumaam y 2025 poui cranosuts |G v
2026 — nporuosozaxo || ; v 2027 poui -

2) naHi WOO0 MOCTOBIPHOCTI PpPe3yJIbTATIB NOPIBHAJIBHOI KJIHIYHOI
epexkTMBHOCTI Ta Oe3meKH 3asiBJCHOT0 JIKapcbKoro 3acody. Omnmc
(mpencraBJieHHSI) 3a3HAYEHUX Pe3yJIbTaTIB

Y1noBHOBak€HUM oOpraHom Oyno mpoBeneHo nepxkaBHy OMT mikapcbkoro
3aco0y pucauIUIaM 3a MOKa3aHHIM JIIKyBaHHs naiieHTiB i3 CMA 1 tuny BikoM Bij 2
micsui y 2021 pori Ta 3a pe3ynbTaTaMy NEPBUHHOI Ta (PaxoBOi eKCIIEPTH3U MOJaHUX
3asIBHUKOM 3asBH 1 J0Ch€ C(POPMOBAHO BUCHOBOK YHNOBHOBA)XEHOTO OPraHy Bij
08.12.2021.

B pamkax mpoBeneHHst manoi aep:kaBHOI OMT 3a CKOpOYEHOIO MPOLIEAYPOIO
YIOBHOBa)XEHUM OpPraHoM OyJio MPOBEIEHO MONTYK TPeTHHHHUX [zKepeJ inGopMaii
Ha cailTax MDXKHApOJHUX MPOPUILHUX opraHizaiiil, y 6azax manux PubMed ta Trip
Database, a TakoX NOIIYK Trady3eBUX CTaHAAPTIB y cdepl OXOPOHU 3I0POB i
Ykpainu.

I'amy3eBi crangapTu y cdepi 0XOpoHH 310POB sI YKpaiHH

B pesynbTari mpoBeneHOro MOIIYKYy OYyJO0 BCTAaHOBJIEHO, IO 3 MOMEHTY
nyOmikamii y 2021 polli BUCHOBKY YIMOBHOB&)XKEHOTO opraHy 3 jaepkaBHoi OMT
Hakazom MO3 Big 16.04.2025 No 648 Oyno 3arBepmkeHo CTaHaapT MeIuM4yHOL
ponomoru “JliarHocTuka Ta JiKyBaHHS CHiHAJBLHOI M’s130BOI aTpogii” (mam —
CraHmapT MEAMYHOI JOTIOMOTH ), BIATIOBITHO JI0 SIKOTO MeTo/iaMu JiikyBaHHs CMA €
naToreHeTHYHa Ta CHUMIITOMAaTHYHA Tepamis 13 3adyd4eHHSIM KOMILJICKCHOTO
MyJbTUMCUUILIIHApHOTO miaxoxay. Ilatorenernuna tepamiss CMA 3aiiicHIOETBCS
IIUISIXOM MIPU3HAYEHHS JIIKAPCHKOTO 3ac00y pUcCIUIlIaM ad0 HYCIHEPCEH, BUOIP SIKOTO
0a3yeTbcsi Ha KIIHIYHUX JaHUX TMAalll€HTa, JOCTYMHOCTI JIIKApChbKOTO 3acoly Ta

S https://rarediseases.org/rare-diseases/spinal-muscular-atrophy/
® https://www.orpha.net/consor/cgi-bin/index.php

" https://csma.org.ua/

8 https://www.apteka.ua/article/620836
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noOakaHH1 narieHTa Ta/abo Horo 6aTbKiB/0C10, K1 3AIMCHIOIOTH 10T . JlikapCchKHii
3aci0 pucauIUIaM BUKOPUCTOBYEThCA y maiieHTiB 31 CMA 3 16 nHs Big HapOIKEHHS,
MPUIMAETHCS TIEPOPATBHO HIOJICHHO TOXHUTTEBO B 031, IO 3aJICKHUTh BiJ BIKY Ta
Macu mariedta. CuUMOTOMaTHYHA Tepamis BKIOYaE B cebe pecHipaTopHy,
OpTOIIEINYHY, TACTPOCHTEPOJIOTIUHY Ta HYTPUTUBHY Teparito, JIKyBaHHS aucdarii
Ta OCTEOIOPO3Y.

Kpurepisimu edextuBHocTi nikyBaHHs CMA 3rigHo 31 CTaHgapToM MeIuyHOi
JOTIOMOTH MOXXYTh OyTH 3yNMHKAa NPOTpPEeCyBaHHS 3aXBOPIOBAHHs, CTaOiTiarlis
KJIIHIYHOTO CTaHy TIalli€HTa, 3MEHIIEHHS 4YacTOTH MOoTpeOuM B TOCHiTam3allii,
MOKPAIEHHS SIKOCT1 )KUTTSL.

Jlikapcbkuii 3aci®é pucauIuiaM HE BKJIIOUYEHHH A0 4yuHHOrO 17 BHIIyCKY
lep:xkaBHoro dopmyasipa Jgikapcbkux 3aco0iB (Hakaz MO3 VYkpaiam Bifg
13.06.2025 Ne 971°.

CranoMm Ha AaTy MIATOTOBKM JAHOTO BHCHOBKY YITOBHOB)XEHHM OPTaHOM HE
3HAWIEHO MI>KHAPOAHUX KJIIHIYHUX HACTAHOB TA HACTAHOB HAYKOBHX TOBAPHCTB
IHIIMX KpaiH 11070 JiKyBaHHA nanieHTiB 3 CMA, B siK1 OyJ10 BKJIIFOUEHO PUCIUILIAM.

B pesynprari mnomyky Oyio 3HailnieHo pexoMengaunii HamioHanabHOro
KOHCEHCYCY MIOJ0 JiaTHOCTHKH, JIKYBAaHHI Ta MNPOQPIIAKTHKH CHATKOBHX
HEPBOBO - M'SI30BMX PO3JajdiB, [0 po3poOiieHl 3a iHINIaTUBOI boirapcbkoro
TOBapUCTBAa HEPBOBO-M'SI30BUX 3aXBOPIOBaHb Ta boJarapchkoro ToBapucTBa AUTIUOL
HEBpPOJIOTii, mcuxiatpii Ta mcuxonorii po3BuTky, 2021 (National consensus on
diagnosis, treatment and prevention of hereditary neuromuscular disorders, 2021°),
AKUX 3a3HA4YEHO, 110 JIKyBaHHS Ta CIOCTEPEKEHHS 3a nairieHramu 13 CMA Bumarae
MYJIbTUAMCIMIUTIHAPHOTO Tiaxody. llepopansHuil nikapchbkuid 3acid pucaumuiam
MOKa3aHui Jisl TiKyBaHHs BCiX TUMIIB 5q-CMA y maiieHTiB BIKOM 2 MICSIIIB 1 CTaple.
Kpim Toro, st mikyBaHHs Beix TuniB 5q-CMA pekoMeH10BaH1 Taki J1KapChKi 3ac00n
SK HYCIHEPCEH Ta OHACEMHOTEHY a0eTrapBOBEK.

[Ipu npoBenenHi aepxauoi OMT y 2021 poui JikapcbKoro 3aco0y pucauIuiam
K OCHOBHHH KOMIIapaTop poO3riisffanach CTaHAapTHA MiATpUMYyIO4Ya Teparis.
OckUIbKM B peajbHIN KIIHIYHIA MPAKTHUIIl B YMOBaX CHUCTEMH OXOPOHHU 3JI0POB’S
VYkpaiHu OKpiM pHCIMIUIAMY CTAHOM Ha JaTy MIJATOTOBKU JIaHOTO BHCHOBKY B
PEryJISTOPHUX TEpesikax BIACYTHI 1HII JIIKapChKi 3acobu s jikyBaHHs CMA 1
TUIy, CTaHAAPTHA MIATPUMYIOUYa TEparis € NPUIHHATHUM KOMIIApaTOPOM Yy AaHOMY
BUMAJKY.

Bapro 3ayBaxxutu, 1m0 iHopMalis 100 TMOPIBHSJIBHOI  KIIHIYHOI
e(eKTUBHOCTI pUCIUITIAMY Ta CTAHIAPTHOI MIATpUMYIOYOi Tepamii Oynu
IPOaHaji30BaHl YIOBHOBAaXEHUM OpPraHOM IpH npoBeaeHH1 aepxaHoi OMT y 2021
poui 3a KOHQIAEHIIWHMMU JaHUMHU HENpsIMOTO TMOPIBHAHHS (32 METOoJaMu
HEKOPEroBaHOro (HAIBHOIO) TOPIBHSHHA Ta HEMPHUB S3aHOTO  Y3rOJKEHOIO
CKOPUT'OBAHOT'O HENPSMOIO TMOPIBHSAHHA IICJs KOPUTYBaHHS BIJIMIHHOCTEH B

®https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-formulyara-
likarskih-zasobiv-ta-zabezpechennya-jogo-dostupnosti
Ohttp://www.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-
neuromuscular-disorders.pdf


https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-formulyara-likarskih-zasobiv-ta-zabezpechennya-jogo-dostupnosti
https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-formulyara-likarskih-zasobiv-ta-zabezpechennya-jogo-dostupnosti
http://www.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-neuromuscular-disorders.pdf
http://www.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-neuromuscular-disorders.pdf
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xapakrepuctukax kareropii mamientiB (Unanchored Matching-Adjusted Indirect
Comparison, MAIC)), uto Oynu Ha/aHi 3aIBHUKOM.

Hemnpsimi mopiBHsIHHS 0a3yBaiuch Ha naHux ABox mociimkenb — FIREFISH, B
SKOMY OIIIHIOBaJIM O€3MeKy, MIepEeHOCUMICTh, (hapMaKOKIHETUKY, (apMaKoIUHAMIKY Ta
edekTuBHICTh pucauruiamy y HeMoBisT 13 CMA 1-ro tuny tTa ENDEAR, B sikomy
MOPIBHIOBAJIM HYCIHEPCEH 3 HAMKpaIllow IMiIATPUMYIOUOI Tepariero (riamnedo) y
HeMoBJIAT 31 CMA 1-ro Tutmy.

B pamkax mnpoeneHHs paepxkaBHoi OMT 3a CKOpPOUYEHOK MPOUEAYPOIO
YIOBHOBXEHUM OPTaHOM MPOBEICHO MOIIYK BTOPUHHUX JKEPEN T0Ka30BUX JIAHUX
111010 MOPIBHSAIBHOT KI1HIYHOT €()eKTUBHOCTI Ta 0€3MeKH PUCIUIIIIaMY Ta CTaHIapTHOI
OiATPUMYIO4Oi Tepamii s JikyBaHHS mamieHTiB 3 CMA 1 tuny y 0a3ax naHux
PubMed, The Cochrane Library database, Trip Database.

KainiyHe nuTaHHSA: BUBYUTH KIIHIYHY €(PEKTUBHICTHh Ta O€3MEKYy PUCIUILIAMY
MOPIBHSAHO 31 CTAHAAPTHOI MIATPUMYIOUOIO TEpAIMi€r0 Ui JIKYBaHHS MAaLI€HTIB 31
CMA 1 tuny BiKOM Bij] 2 MICSIIIB.

HocaimkyBana nomyJasuisa — narienty 31 CMA 1 tumy BikoM Bijg 2 MiCSIIIB.

JocaipkyBaHuil JiKapCbKHHM 3aCi0 — pyucaIuIIIaMm.

Komnaparop — craniapTHa niaTpuMytoya Teparisi.

OcHOBHI J0CHiIKyBaHi pe3yJbTaTH — BUXUBaHICTh, BIKUBAHICTh 0€3 MOl
(6e3 mocTiMHOT BEeHTWIALI JIETeHb), dYac J0 CMEpTI, 4ac J0 MOTpeOUu B MOCTIMHIMI
BEHTUJIALIT JIET€Hb, MOKa3HUKU PO3BUTKY MOTOPHOT QYHKIIIT 32 MOTOPHUMHU IIKAJTaMH
(mkana gutsyoi gikapHi Oinanensdii Ajig BUSHAYEHHS HEPBOBO-M SI30BHX PO3JIal y
HeMoBAT (Children’s Hospital of Philadelphia Infant Test of Neuromuscular
Disorders (CHOP-INTEND); mkana betini (Bayley Scales of Infant and Toddler
Development); mikana HeBpoJoriyHOT0 OOCTEXKEHHSI HEMOBIIT 3a XaMMEPCMITOM
(Hammersmith Infant Neurological Examination (HINE-2)), noGiuni peaxiii.

[Tomyk  miteparypu OyB OOMEXKEHUU  aHTJIOMOBHUMH  CTATTSIMU — Ta
MOBHOTEKCTOBUMHU TyOnikamisiMu. Kpurepii BKJIOYEHHS: CHUCTEMaTH4YHI OTJISAIU
Ta/ab0 MeTa-aHaJi3u KITHIYHUX JOCTIIKEHb 3 BUBUCHHSIM €(DEKTUBHOCTI Ta OE3MEKU
pUCAUIUIAMY TIOPIBHSHO 3 HaMKpaliow MiITPUMYIOYOI Teparier/mianedo s
mikyBanHs mamieHTiB 31 CMA 1 tumy. Kpurtepii BUKIIOYEHHSI: JOCIHIKEHHS
dapMakoKIHETUKA Ta (papMaKOJUHAMIKH, JOKIIHIYHI JOCIIDKCHHS, KIIIHIYHI
JOCIIIKEHHS, IOCITIIKeHHS, OMyOIiKOBaHI He aHTJHChKo0 MOBOO. Kilro4oBi ciioBa
nomryky: spinal muscular atrophy type 1, SMA type 1, children, risdiplam, Evrysdi,
supportive care, best supportive care, best supportive therapy, standard of care,
placebo. 3acTocoByBanuce GiapTpu: Meta-analysis, Systematic Review, English.

[Ticnst BukirO4YeHHs AyOJIiKaTiB, BUYMUTKH 3arojIOBKIB Ta aOCTPaKTIB IS
MOJAJIBIIIOr0 aHaTI3y YITOBHOBKEHUM OpraHoM OyJio BiiOpaHo 2 myOJikarrii:

- Ribero et al., 2021 “How does risdiplam compare with other treatments for
Types 1-3 spinal muscular atrophy: a systematic literature review and indirect
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treatment comparison”; J Comp Eff Res. 2022 Apr;11(5):347-370. doi: 10.2217/cer-
2021-0216. Epub 2022 Jan 18%%;

- Giess et al., 2024 “An updated systematic review on spinal muscular atrophy
patients treated with nusinersen, onasemnogene abeparvovec (at least 24 months),
risdiplam (at least 12 months) or combination therapies”; Eur J Paediatr Neurol. 2024
Jul:51:84-92. doi: 10.1016/j.ejpn.2024.06.004. Epub 2024 Jun 172,

Metoro aBtopiB myoOuikamii Ribero et al.,, 2021 Oyno mpoBecTH HEHpsMi
MOPIBHSHHS JIJIs1 OLIIHKYA BITHOCHOI €()eKTUBHOCTI PUCIUILIIAMY MOPIBHIHO 3 1HIIUMHU
MeronamMu JiikyBaHHS CMA 1-3 TumiB Ha OCHOBI HasBHUX OMYOJIKOBAaHUX JAaHUX
KIHIYHUX JOCHDKeHb. OCKUIBKM Y JaHii MyOmikamii HempsMi TOPIBHSIHHS
mpecTaBiIeHi okpeMo i mamnieHTiB 31 CMA 1 tumy Ta okpemo jyuist namienTis 31 CMA
2-3 Tumy, YIOBHOBAXCHWM OpPraHOM OyJ0 TpOaHATI30BaHO pPE3YJIbTaTH IS
JOCJIIIKYBAHOT I1IJIbOBOT MOMYJISIIII.

Bapro 3ayBakuTH, IO CIIOHCOPOM CHCTEMATHYHOTO OISy Ta HEMPSIMHX
NOPIBHSHB, PE3yNbTaTH SKHUX TpeAcTaBieHi y myoOmikamii Ribero et al., 2021, €
komnaHis Hoffman-La Roche, mo € BracHukoM peecTpariiiHOro MmOCBITUEHHS Ha
JOCJIIIKYBaHUHM JTIKapChKUN 3aCi0 pyUCAUILIAM.

Hocnigaukamu O0yio MpOBEACHO CUCTEMAaTHUYHUN MOUIYK y TPhOX 0azax NaHux
(Embase, MEDLINE and Cochrane CENTRAL). Kputepisimu BkItOUeHHS Oyiu
PaHIOMI30BaH1 KJIIHIYHI JOCIIKEHHS, HE paHAO0MI30BaH1 KIIHIYHI JIOCIIHKCHHS,
OJIHOTPYIOBI JIOCTI/DKEHHS Ta oOcepBalliiHi JOCTIIKeHHsST (IIPOCIEKTUBHI Ta
perpocnekTrBHi). [lepexpecHi TOCTIHKEHHS Ta JOCTIIKEHHS cepii BUMAAKIB/3BITH
PO BUMAJIKKU OyNu BUKIIOUEHI. OOMeXeHb 1010 KpaiHU MOXO/KEeHHS He OyIo, aie
JTOCJIDKCHHSI TOBUHHI Oynu OyTu omyOJIIKOBaHI aHIIIMCBKOK MOBOIO. Pawiiie
OMmyOJIIKOBaHI CHUCTEMAaTUYHl OIJISIAM Ta MeTa-aHaji3u Oy BKIIOYEHI 3 METOI0
010s110rpaivHOrO MONIYKY AJIsl BUSIBIEHHS BIAMOBIIHUX NEPBUHHUX JTOCIHIIKEHb.

JJist mpoBeIeHHSI HEMIPSIMUX MOPIBHAHb aBTOPAMH OYJ10 B1110paHo 5 JOCIIIKEHD,
ski Biroyanu mnaimiedTiB 31 CMA 1 tuny (FIREFISH, ENDEAR, STR1VE-US) ta
CMA 2-3 (SUNFISH, CHERISH).

J1J1st HeIPSAAMOTO TTOPIBHSAHHSA MK PUCAMILIAMOM Ta HAMKPAIIOIO MiITPUMYIOYOI0
Tepamieto (tutanie6o) y mamientiB 31 CMA 1 Ttumy aBropamu Oyjio BKIIIOUEHO 2
JIOCIIKEHH

-FIREFISH (NCT02913482) — BiakpuTe OMHOTPYIIOBE  JOCIIKCHHS
pucauruiamy dazu /111,
-ENDEAR (NCT02193074) — panaomi3oBaHe TMOABIHHO  3acCIiIlIcHE

KOHTpoJIboBaHe nociimxeHHs ¢azu [ Hycinepceny mopiBHIHO 3 miane6o.
ABTOpamMu OyJIO BCTAHOBJICHO HHU3BKMM PHU3UK CHUCTEMATHYHOI TOMUJIKH
nocaikenas ENDEAR ta Hu3bkuit a00 Biji HU3bKOT0 10 HEBU3HAUEHOTro (aHTi1. |oW-
to-unclear) nocnimxenus FIREFISH.
HemnpsiMe mOpiBHSHHS MDK pHUCAMIUIAaMOM Ta Tuiaiedo Oysno MpoBeIEHO
aBTOpaMU 3 BUKOPUCTAHHSIM IHAMBIAyabHUX NaHuX marmieHTiB (individual patient

1 https://pubmed.nchi.nim.nih.gov/35040693/
12 https://pubmed.ncbi.nlm.nih.gov/38905882/


https://pubmed.ncbi.nlm.nih.gov/?term=Giess+D&cauthor_id=38905882
https://pubmed.ncbi.nlm.nih.gov/35040693/
https://pubmed.ncbi.nlm.nih.gov/38905882/
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data, IPD) nocnimxennss FIREFISH ta arperoBannx manux mocmimkenHs ENDEAR
32 METOJIOM HEIMPHB’SI3aHOTO y3TOKEHOTO CKOPUTOBAHOTO HEMPSIMOTO MOPIBHIHHS
micas KOPUTYBaHHS BIAMIHHOCTEH B XapaKTEpUCTHKAX KaTeropid Malli€HTiB
(unanchored Matching-Adjusted Indirect Comparison, MAIC). Takox aBTOpamu
OyJ10 TIPOBE/ICHO MOPIBHIHHS 332 METOJIaMH HEKOPETOBAHOTO (HAIBHOT'O) TTOPIBHSHHS
mo0 3pO3yMITH BIUIMB KOPWUTYBAHHS XapaKTEpUCTUK mnomyisauid. OjHak
BpaxoBYIOUM, L0 HAiBHE HENpsME MOPIBHSAHHSA O€3 KOPUT'YBaHHS MAa€ BHCOKHN
CTYIIIHb HEBU3HAYEHOCTI, YHNOBHOBA)XEHUM OPraHOM HWX4YE IIPEICTaBICHO
pesyabpratu 3a Mmerogom MAIC.

XapakTepuCTUKaMH, 1110 BUKOPUCTOBYBAIUCS SIK (DAaKTOPH JUIsl KOPUTYBAHHS B
anamizi MAIC, Oynu cepenHiii BIK Ha MOMEHT NpPUAOMY TMEpIIOi 103U
JOCTIKYBAaHOTO JIIKyBaHHS, TPUBAIICTh 3aXBOPIOBAHHS Ha MOMEHT CKPUHIHTY Ta
BuxigHui Oan 3a mkaigoro CHOP-INTEND. XapakTepucTMKH TalI€EHTIB Yy
nocimipkxenHi FIREFISH Oynu ckopuroBaHi BIAMOBIAHO 10 CEpEAHIX MOKa3HHUKIB
0a30BUX XapaKTEPUCTUK B TIpyNax HYCIHEpPCEHYy Ta Iulaledo B JAOCIIKEHHI
ENDEAR. ba3oBi xapakrepucTukd mnaiieHTiB nociimkeHHs ENDEAR Ta
nocimixeHHss FIREFISH (o Ta miciist KopuryBaHHs) NpeICTaBIEHO y Tabuil 2.

Taoauus 2. ba3zosi xapaktepuctuku namieHTiB gociimpkerHHss FIREFISH no ta micns
KOpUTYBaHHsI BIJNOBIAHO 110 AochimxeHHss ENDEAR

XapakrepucTuka Ho Hicas CepeaHiii noka3zHUK

KOPUTYBaHHA: KOPHUT'YBaHHA: rpynu HyciHepceHy
pucAuILIaM pUCIHILIAM Ta rpynu HIIT

(FIREFISH*) (FIREFISH*) (ENDEAR)

Poswmip Bubipku (ESS) 58 58 (36.5) 121

CepeHiii BiK IIpH Iiepiii 1031, JTHI 163 169 169

CepenHiil BiK NOYaTKy CHMITOMIB, 51 55 60

=1

CepenHsi TpHBaJiCTh 3aXBOPIOBAHHS 91 94 94

Ha MOMEHT CKpUHIHTY, JTHI

CepeiHiii Bik HA MOMEHT ITIOCTaHOBKH 12,7 14,3 14,3

JliarHo3y, THXHi

Cepenniit 6an CHOP-INTEND 22.47 27.24 27.24

Cepenniii 6an HINE-2 0,93 1,28 1,37

[MamienTH 3 TIATPUMKOIO BEHTHIISIIT 29 18 22

JIerenn, %

*Brrodae marieHTiB 3 KoropTi «Bucoka m03a» (ocHOBHa f103a) yacTuHU 1 (n = 17) Ta BCiX MAIi€HTIB 3
yactunu 2 gociimkenas FIREFISH (n = 41).

ESS — Effective sample size, edpexruBauii po3mip Bubipku; HIIT - Halikpamia miarpumytoda teparmis (best
supportive care).

VY nocmimkenni ENDEAR meniana TpuBaiocTi JOCHIKEHHS CTaHOBWJIA ~ 6
MICAILIIB Yy TPYII MJIane00, TO1 SIK JAJI aHANI3y pUCAUIIIaMy OyJIu TOCTYIIHI TEPBUHHI
nani 3 yactuH 1 ta 2 pocnimxenns FIREFISH 3 TpuBanictio cnoctepesxeHHst >12
MicsaiiB. TakuM YHMHOM, aBTOpaMM IS OIIHKA OlHApHUX KIHIEBUX TOYOK
eheKkTUBHOCTI (OIliHKAa pyXOBHX (YHKIIA 3a MKaJlamMu) OyJlI0 BUKOPUCTAHO
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moaudikoBanuit HaOlp ganux aocuikeHHl FIREFISH i3 cepeanboio TpuBalicTIO
CIIOCTEPEKEHHS ~ 9 MicsmiB. J[7s KIHIIEBUX TOYOK «4ac 110 MOi» (BUKUBAHICTh 0€3
noJiii Ta 3arajbHa BI)KUBAHICTH) BIAMIHHOCTI B TPUBAJIOCTI CHOCTEPEKEHHS Oynu
BpaxoBaHl IUIAXOM LEH3YpH, 1 TOMYy OyiM BHUKOpPUCTaHI BCl JOCTYIHI AaHi 3 12-
MICSYHMX 3pi3iB AaHuX. [ cepio3HMX MOOIYHUX pEakiliii BUKOPHUCTOBYBAaBCS
KOHCEpBAaTUBHMM MiIX1/, 1 BC1 HassBHI AaH1 3a 12 micamiB y gociimkenni FIREFISH
MOPIBHIOBAJIMCSA 3 CEpPEAHIM TEPIoJIOM CIOCTEPEKEHHS 9 MICAIIB y JOCIIKEHHI
ENDEAR.

Pe3ynbTaTi nopiBHAIBHOT KIIIHIYHOT €(DEKTUBHOCTI Ta O€3MEKU PUCIUILIAMY Ta
HaWKpamoi miaTpuMyroudoi Tepamii (muiame6o) y maiientiB 31 CMA 1 tuny 3a
OIIHKOI0 TMOKAa3HHMKIiB BWKHBAHOCTI (BIKMBaHICTL 0e3 IOaii Ta 3araibHa
BIDKHUBAHICTh) MpECTaBIeHa y Tabmi 3.

Ta6auus 3. Oinka BUXKUBAHOCTI 3a pe3yiabTatamu MAIC

Kinmesa Touka IMicas y3rogskeHHs HR nas pucauniam vs HIIT
3BakeHa KIJIbKIiCTh (95% CI)
noniri / Cyma Bar

BuxkuBanicTs 6e3 mozii (event-free survival)*

Pucaumnnam (FIREFISH) 5,12/44,42 0,091
(0,024; 0,193)

HIIT (ENDEAR) 28/41

3arajabHa BukuBaHicTh (overall survival)

Pucnumnam (FIREFISH) 2,34/44,42 0,095
(0,012; 0,237)

HIIT (ENDEAR) 16/41

*[10/1is1 BU3HAYAETHCS K CMEPTh a00 TOCTIHHA BEHTUIISIIIIS JICTEHb.
HR, hazard ratio — cniBBignHOmeHHst pusukis; HIIT — Haiikparia miarpumyroda tepariis (best supportive care);
CI, confidence interval - goBipumii iHTEpBaJI.

Pe3ynbpTaTi NOpiBHSIBHOT KIIHIYHOT €()eKTUBHOCTI PUCAMUILIAMY Ta HAMKpaIoi
MIATPUMYIOUOi Tepamii (mnanedo) y namieHtiB 31 CMA 1 Tuny 3a moka3HHUKamMu
PYXOBHX HABHYOK JUTHHM 32 mkagow HINE-2 (Bkirodaroun 3araiapHy BiANIOBIIb
Ta JIOCSITHEHHS TIEBHUX €TalliB: TOBHUM KOHTPOJb TIOJIOKCHHS TOJIOBH,
nepeBepTaHHs, CUIAIHHS 0€3 MIATPUMKH (CTIHKe TOJI0KEHHS 1 TOBOPOTH ), CHIIHHS 3
MIITPUMKOIO 1 0€3, CTOSIHHS 3 OIOPOIO Ta 6€3) ImpeacTaBIeHO Y Ta0auIli 3.

Taoauus 4. Jocsaruenns moropaux eranis 3a HINE-2 3a pezynsraramu MAIC

Iloxa3nuk HJocainxeHHs 3BakeHa KUIBKICTb OR pns pucaunmiam vs
Binnogineii / Po3mip HIIT (95% CI)
Bubipku (%
Binnosigauis [95% CI])
3aranpHa Bignosins | Pucoumnnam (FIREFISH) 35,67/44,42
(80% [72;89]) 293,301*
HIIT (ENDEAR) 0/37 (184,942; 532,020)
(0% [0;10])

10
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IToBuuit koutpos | Pucmummam (FIREFISH) 18,43/44,42 53,574*
IOJIOXKEHHS TOJIOBU (64% [51;76]) (26,869; 97,660)
HIIT (ENDEAR) 0/37
(0% [0;10])
IlepeBepranus Pucnumiam (FIREFISH) 0/44.,42 NAT
(0% [0;8])
HIIT (ENDEAR) 0/37
(0% [0;10])
Camocriline Pucnumiam (FIREFISH) 12,33/44,42 29,533*
CUJIIHHS 0e3 (28% [11;40]) (9,792; 49,927)
HiITPUMKH HIIT (ENDEAR) 0/37
(0% [0;10])
Cupines 3 | Pucaumnmam (FIREFISH) 26,23/44,42 78,635*
MiATPUMKOIO Ta Oe3 (59% [46;69]) (46,918; 118,495)
HIIT (ENDEAR) 0/27
(0% [0;13])
Crosaast 3 onoporo | Pucoumnmam (FIREFISH) 0/44.,42 NA+
Ta 6e3 (0% [0;8])
HIIT (ENDEAR) 0/37
(0% [0;10])

* OR paxyBanuchk 3 Bukopuctanuam «half-cell correction»; T ORs me 6ynm mopaxosani y 3B°sa3Ky 3 0
BunajkiB. Cl, confidence interval - noipuwmii iHTepBay; OR, Odds Ratio — BigHomenns mancis; HIIT —
Haiikpara marpuMytoda Teparis (best supportive care).

PesynbraTi mopiBHIBHOT KJIIHIYHOT €(DEKTUBHOCTI Ta OE3MEeKH PUCIUILIIaMY Ta
HaWkpamoi miaTpuMmyroudoi teparii (rmiane6o) y mamieHtiB 31 CMA 1 Tuny 3a
OI[IHKOI MOKA3HUKIB PYXOBUX HABHYOK JUTHHHU 3a mkagow CHOP-INTEND
(mokpareHHs Ha >4 OaJM BiJ BHXIJIHOTO PIBHSA Ta JOCATHEHHS IoHaiiMeHie 40
OaJiB) mpeACcTaBiIeHO y TabmuIi 5.

Tadauus S. Owminka wmortopHoi dyHkmii 3a mkanorw CHOP-INTEND 3a

pesyapratramu MAIC
IToxa3nuk Jocaipxenns 3BakeHa KiJIbLKiCTH OR nus pucaumiiam
Binnosineii / Po3mip vs HIIT (95% CI)
BuOipkm (%
Bigmosinauis [95% CI))

[Tokpamennss Ha | Pucaummam 42.18/44,42

>4  o6amu  Big | (FIREFISH) (95% [90-99]) 676,185

BuxigHoro piBaa | HIIT (ENDEAR) 1/37 (161,187-2831,340)
(3% [0-14])

Hocsraenns > 40 | Pucaumnam 29,59/44.42 71,843

OaniB (FIREFISH) (67% [55-77]) (17,900-227,995)

HIIT (ENDEAR) 1/37

(3% [0-14])

CI, confidence interval - moBipumii iHTepBas; OR, Odds Ratio — BigHOomenus manci; HIIT —
Halikpamia niarpumytoda teparis (best supportive care).

3a pesynpTaTaMyd aHaJdi3y npodiie 0e3NMeKUu pUCTUIIIAMY TOPIBHSIHO 13
HaWKpaIow MIATPUMYIOUOI0 Tepariero (mianedo) y marieHtiB 31 CMA 1 tumy
BCTAHOBJICHO, 110 CEpPHO3HI MOOIYHI peakii piAlie BUHUKAIW Y TMAIl€HTIB, SKi
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orpumyBanu pucaumiam — OR 0,06 (95% CI: 0,01-0,23). Sk 3a3HaualOTh aBTOPH,
OCKIJIbKH CEP03H1 MOOIYH1 peaKIlii BKIIOYAIOTh JICTAIbHI BUITAIKH, MEHIIA KIJTbKICTh
CEepHO3HUX TMOOIYHMUX pEeaKiliii Mpu 3aCTOCYBaHHI PHUCIUIUIAMY TOpPIBHSHO 3
HAWKpaIIon MiATPUMYIOUOIO TEpaIi€l0 MOXKE YacTKOBO MOSCHIOBATHCS MEHIIOHO
KUIBKICTIO CMepTell Mpu 3acTocyBaHH1 pucaumiiamy (9%) NOpiBHSIHO 3 HAMKpPaIoko
niaTpuMytouoro tepamiero (39%).

[lin wac mposenenHs aepxkaBHoi OMT 3a CKOpPOUYEHOIO MPOLEIYPOIO
YIOBHOBR)XEHUM OpraHoM OyJI0 TIPOBEIECHO OIIHKY METOJIOJNOTIYHOI SKOCTI
nyomikaiii Ribero et al., 2021 3a agantoBanum juctroM oiminku SIGN 50
(Methodology Checklist 1: Systematic Reviews and Meta-analyses)*® Ta Bcranosneno
NPUMHATHY METOAOJOTIYHY SKICTh. BpaxoByrouu BiJICyTHICTb MOPIBHSIIBHUX
JOCIIKEHb pucauIuiaMy BukopuctanHs metony MAIC mist 00'emHaHHS OKpEMUX
pe3yNibTaTiB Ta OLIHKM MOPIBHSJIBHOI KIIHIYHOI €()EeKTUBHOCTI pUCAUNIIAMY €
JOLIUIBHUM Yy JaHOMy BHIAJAKy. B Toil ke dac, HempsiMe NOPIBHSAHHSA MIX
PUCAUIUIAMOM Ta HAWKPAIIOKO MIATPUMYIOUOIO TepaIli€r0 Ma€e MeBH1 0OMEKEHHS, 110
MOB’513aH] 13 HEBEJIMKOI BUOIPKOIO MALIE€HTIB, BIAKPUTUM JU3AMHOM JIOCHIIKEHHS
FIREFISH Ta BigkmoueHow (unanchored) mepexero HENpsSMOro MNOPIBHSIHHS.
Meronosoris NpoBeACHHS HENPSIMUX MOPIBHSHb Ha OCHOBI 1HAUBITYyaJIbHUX JaHUX
NaIle€HTIB, 110 NMepeadavyaroTh KopuryBaHHs, 3okpema i MAIC, neranbHo onucaHi y
texHiunomy pokymenti NICE DSU TECHNICAL SUPPORT DOCUMENT 18%,
Metomosoris Ta OCHOBHI NIPUHIIMIIH, 110 BUKJIaAeH] y myOmikarii Ribero et al., 2021
BianoBigaroTh Oubmocti kputepisiMm NICE DSU TSD 18 mis sikicHOro BUKOHaHHS
MAIC.

OckiBKY TIPH MPOBEICHHI HenpsiMoro nopiBHsiHAS Ribero et al., 2021 ne Oynu
BKJIFOUEHI  JOCHIUKEHHS 3 OUIbII  TPUBAJIMM  MEPIOJIOM  CHOCTEPEKEHHS,
YIOBHOBXEHUM OPTaHOM JOJATKOBO OYJIO MPOAaHaNi30BaHO CUCTEMATHUYHUHN OTJIST
Giess et al., 2024, meroro sikoro Oyyio OHOBUTH JiaHi IIOJO JOBFOCTPOKOBHX (>24
MiCsI1) pe3yibTaTiB Oe3neku Ta e)EeKTUBHOCTI JiKyBaHHsS mallieHTiB 31 CMA 1-4
TUIy HYCIHEPCEHOM, OHACEMHOT€HOM a0emnapBOBEKOM, pHUCIUILTIAMOM  abo
KOMOIHOBaHOIO Tepari€ro. Tak K y JaHid myOmikaimii OKpeMo MpeJCcTaBICHO
pPEe3yNbTaTH CUCTEMATUYHOTO OIJISINY IIOAO 3aCTOCYBaHHS PUCIUILIAMY Y MAIIEHTIB
31 CMA 1 Tumy, ymOBHOB&KEHUM OPraHOM OyJIO MPOAHANII30BaHO PE3YJIbTaTH IS
JOCIIKYBaHOT I1JIbOBOT TOMYJISAII].

3a pesynbpTaTaMu CHUCTEMATHYHOTO OIJISIy aBTOpaMH OyJio BiIIOpaHO OJHE
AoCTiKeHHs pucaumiamy npu JikyBanHi CMA 1 tuny — FIREFISH (Darras et al.,
2021, Masson et al., 2022) 3 nepiogamu crioctepexents 12 ta 24 micsii.

Tpoe mnamientiB nomepnu mif vac JiikyBaHHs (7%). Ilpm 3acTocyBanHI
pUCAUIUIAMY MOKPALMINCS TOKA3HUKU PYyXOBUX (yHKLIH, mpuyomy 90% mnarieHTiB
MaJM nokpaieHHs >4 6anu 3a mwkanoto CHOP INTEND 3a ouinkamu uepes 12 ta 24
Micsini. YacTka naiieHTiB, siki Habpanu nmoHas 40 6amis 3a mkanorwo CHOP INTEND,
nocsirina 76% depe3 12 wmicsauiB 1 3HU3MWIACS 10 56% uepe3 24 micsli. 3a MIKaJIo

13 https://www.sign.ac.uk/what-we-do/methodology/checklists/
14 https://sheffield.ac.uk/nice-dsu/tsds/full-list; https://pme.ncbi.nlm.nih.gov/articles/PMC5774635/#sec10
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HINE-2 78% mamieHTiB AOCATIM TOKpamieHb. JIOCITHEHHS pPyXOBHX €TalliB
MPOJOBXKYBAIM MOKpainryBaTucs: 17% mMaiieHTiB 3MOTIU CUIITH HIoHaiiMeHme 30
cexkyHp micas 12 wmicsamiB, a 44% — micas 24 wmicsamiB JikyBaHHA. OJHAK KOJCH
MaIi€HT HE HABUMBCSA CAMOCTIHHO CTOATHM 4YM XOAWTHU. [Ipu OIiHII MOPIBHSHO 3
KOTOPTOIO MPUPOJTHOTO MEepediry 3aXBOPIOBAHHS BC1 MOKPAILEHHS Oy CTATUCTUYHO
3HAUYIIUMHU.

[ToTpeba B pecmipaTopHiii MIATPUMII CYTTEBO 3pocia 3 29% mailieHTiB Ha
noyatky JikyBaHHs 10 80% micins 24 micsuiB JikyBaHHs. [IopiBHSHO 3 MOYATKOBOIO
KUIBKICTIO TMAII€HTIB, IO TMOTPeOYBaJIM HYTPUTHUBHOI MIATPUMKH Ha MOMEHT
BKJIFOUEHHSI Yy JOCHIDKeHHs, 4yepe3 24 Micdll Julle OAWH TMAaIll€eHT J0JaTKOBO
noTpedyBaB HYTPUTUBHOT MIATPUMKH.

[ToGiynHi1 peakmii Oynu yacTUMH, aje JUIIEC JEsSKI 3 HUX Oyl TMOB'sA3aHi 3
nikyBaHHsAM. JKoJaH1 moOiuHI peakiii, MOB'A3aHl 3 JIKYBaHHSM, HE IPU3BEIH [0
MIPUTTUHEHHS JTIKyBaHHS.

Takum ynHOM, TIpU TIpoBeeHH1 epxkaBHOI OMT 3a CKOPOUYEHOI TPOLIEAYPOIO
3a pe3yibTaTaMU HEMpsIMOro mopiBHSHHS 32 MeTtogoM MAIC, mo npeacTaBieHo y
nyOikamii Ribero et al., 2021, BcraHoBJIEHO MO 3aCTOCYBaHHS PHUCIAHUILIAMY
MOPIBHSIHO 13 HAWKpaIo MiITPUMYIOYOI0 Tepari€eio (mianedo) 3Ha4yHO MiBUIILYE
BIDKMBAHICTh 0€3 Mol (CMEpTh YW TOCTIiHA BEHTWJIAIS JIET€Hb) Ta 3arajibHy
BIDKMBAHICTh 4yepe3 12 MicsIiB crioctepexeHHs. Uepe3 9 MICSAIIB CIIOCTEPEKEHHS
BCTAHOBJICHO, 1[0 3aCTOCYBaHHS PHUCIAUIUIAMY IIOKpAIy€ TMOKAa3HUKH PYXOBUX
HaBHYOK 3a 1mKajgoo HINE-2 nopiBHSHO 13 HalKpaIow MiATPUMYIOUOI0 Tepalli€ro,
30KpeMa JOCSITHEHHSI TaKMX MOTOPHHUX €TalliB SK MOBHUNW KOHTPOJb MOJOKEHHS
r0JIOBU, CAMOCTIMHE CUJIIHHS 0€3 MIATPUMKHU, a TAKOXK CUIAIHHS 3 MATPUMKOIO Ta 0€3;
OJTHAK KOJICH TAIIEHT HE 3MIT JOCITTH IEepEeBEPTaHHS Ta CTOSHHS 3 OMOPOIO Ta Oe3.
Takox 3aCTOCYBaHHS pUCIUTIIIAMY MTPU3BOINTH 0 3HAYHOTO MTOKPAIICHHS MOTOPHOI
dbynkii 3a mkainorw CHOP-INTEND, sik 3a o1iHKOIO MOKpailieHb Ha >4 0aiu BiA
BUXIJTHOTO PIBHS TaK 1 3@ OI[IHKOIO AOCSTHEHHs > 40 OamiB. 3a OIIHKOK MPOQ1II0
Oe3MeK’ BCTAHOBJIEHO, IO CEpHO3HI MOOIYHI peakiii 4YacTillle BUHUKAIA NpU
3aCTOCYBaHHI HaWKpamoi MIATPUMYIOUOi Teparii, 0 MoXe OyTH TOB’s3aHa 3
OUIBIIOI0 KUIBKICTIO JIETAJIbHUX BUIAIKIB.

Bapro 3ayBaxkutu, 1110 pe3yibTaTH 010 TOPIBHIHHOL KITHIYHOT €(DeKTUBHOCTI
npezcTasieHi y myouikamii Ribero et al., 2021 ta npoaHaizoBaHi yIIOBHOBOKECHHM
OpraHoM y JaHOMY BHUCHOBKY 3 jep:kaBHOI OMT 3a CKOpOYEHOIO MpOLENYypOrO €
MOCJIITOBHUMHU 3 BUCHOBKOM YIIOBHOBA)KEHOT'O OpraHy 3a pe3yJibTaTaMH Jep>KaBHOI
OMT y 2021 pomui. B To# xe vac, npu mpoBeneHHi nepxkaBHoi OMT 3a cKopo4eHO0
IPOIEAYPOIO0 YIIOBHOBRXCHUM OPTaHOM OyJI0 3HAWJEHO CHCTEMaTUYHHIA OTJISII, 110
BKJIIOUAB pe3ynbTratu aociimpkeHHs pucaumiamy FIREFISH 3 Ginsm TpuBanum
nepioJIoM croctepexeHHs (24 micsii).

BinmosigHo 10 pe3ynabTaTiB, 110 HaBeaeHi y myoaikarii Giess et al., 2024, 6ymo
BCTAHOBJICHO, 110 4epe3 24 MicsIll NMpU 3aCTOCYBaHHI pHUCAMIUIAMY 30epirajoch
MOKpaIleHHsI TOKa3HUKIB pyxoBux ¢yHKIiNA, a came 90% mnamieHTiB Maiau
nokpamieHas >4 6amu 3a mkaigoro CHOP INTEND, oxgnak wacTka mami€HTiB, sKi
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HaOpanu nonaz 40 6anis 3a mkanoro CHOP INTEND, 3uusunacsa no 56% uepes 24
Micsti mopiBHAHO i3 76% depe3 12 micsamiB. 3a mikamoro HINE-2 78% marienTiB
JOCATIIA TOKpaieHb. JIoOCATHEHHS] pyXOBHX €TalliB yepe3 24 MicsIll MpoI0BKYBaIU
MOKPAIyBaTHCS, OJHAK KOJICH MAI[l€HT HE HABYMBCS CAMOCTIMHO CTOSITH YU XOTUTH.
Bci mokpamienHss Oyid  CTaTUCTUYHO 3HAYYIIMMU TIOPIBHSHO 3 KOTOPTOIO
IpPUPOJIHOTO Tepedbiry 3axBoproBaHHs. I[loOiyH1 peakilii Npu 3acTOCyBaHHI
pucauIiamy OyJM 4acTUMHU, ajie JIMIIe JesKl 3 HUX OyJM IMOB'S3aHl 3 JIKYBaHHSIM.
Konui moOiyH1 peakiiii, MOB's3aH1 3 JIIKYBaHHSM, HE TPHU3BEIM JI0 IPUITHHECHHS
JKyBaHHS.

3) AaHi 010 €KOHOMIYHOI JOUIJIBHOCTI B 4aCTUHI e()eKTUBHOCTI BUTPAT
BUKOPUCTAHHA JiKapchbKOro 3aco0y BilMOBiIHO 10 PEeKOMEHI0BAHOI IIKAJIU
rPAHMYHUX 3HAYEHb iHKPEMEHTAJIbHOI0 MOKAa3HMKA e(PeKTHBHOCTI BUTPAT B
Ykpaini

Bignosigno no n.7 Iopsiaky, aep:xxaBHa OMT 3a ckopodYeHOI0 NMPOLEaYPOIO HE
nependayae MPOBENCHHS aHami3dy eQEeKTUBHOCTI BUTpaT Ta pPO3PAXyHKY
IHKpeMEHTaNIbHOTO NToKa3HKKa eekTuBHOCTI BUTpat (ICER) B YkpaiHi.

4) naHi MO0 Pe3yJbTATIB €KOHOMIYHOI JOUUIBHOCTI B YACTHHI aHAJI3y
BILUIMBY HA MOKA3HUKHU OKOIZKETY

Bignosigno o m.7 Iopsaky, aepkaBHa OMT 3a ckopo4YeHOIO MPOIETYPOIO
nependayae MPoOBEJCHHS aHaII3y BIUIMBY Ha MOKA3HUKH OIO/KETY B YKpaiHi.

B pamkax mnposeaeHHs pgepkaBHOI OMT 3a CKOpOUYEHOIO MPOLEAYPOIO
YIOBHOBO)XEHUM opraHoM 3 jnepxkaBHoi OMT BiamoBiHO 10 MeTOAOJOTii OYB
IIPOBENICHUI aHai3 BIUIMBY Ha MOKA3HUKHU OIOJKETY Yy YaCTHHI PO3pPaxyHKy BUTpAT
Ha MEIMYHY TEXHOJIOTII0 3 YaCOBUM TOPHU30HTOM OAMH PIK Ha MIACTaBl MPSIMUX
MEIUYHUX BUTPAT Ha JIIKAPCHKHI 3aC10 3 MEPCIEKTUBU JEPKABHOTO IIATHUKA.

Mera: OLIHUTH MOJEIbHUI BIUIMB Ha OIOJIKET JIKAPCHKOro 3ac00y pucauIiam
JU1st JTikyBaHHs nanieHTiB 13 CMA 1 tumy BikoM Bij 2 MiCSIIIB.

Mertona: aHami3 BIUTMBY Ha MOKa3HUKU OIO/KETY Yy YaCTHHI pO3paxyHKY BUTpAT 3
MEePCIIEKTUBY JICP)KABHOTO IUIATHAKA Ha MEAUYHY TEXHOJIOTII0 3 YaCOBHM
TOPU30HTOM B OJIMH PiK. AHAJI3 MPOBEACHUI Ha TJCTaBl MPSIMUX MEAUYHUX BUTPAT
Ha JIIKapChKl 3acO0M 3 MEPCHEKTUBH JEPKaBHOTO IJIATHUKA, BU3HAYEHOI I[LIIHOBOI
MOMYJIALIT TaIi€HTIB BIAMOBIAHO 10 AaHUX, HagaHuX y 3BepHeHHI MO3 VYkpainu
(momatkax nmo smcta MO3 Vkpaimm Big 05.05.2025 Ne25/14470/2-25 Tta Bing
22.05.2025 Ne25/16688/2-25). PospaxyHku Oyno TPOBEAEHO BIAMOBIIHO 0
THCTPYKIIIT JJI1 METMYHOTO 3aCTOCYBAaHHS.

AHaui3 BIUIMBY Ha MOKAa3HUKU OIOKETY MPOBEIECHO BUKIIOYHO JJIS “I1F0Y0r0
cueHapito” (3acTocyBaHHS CrEUU(DIUHOTO JTIKYBAHHS).

Tabuauus 6. Anamni3z BUTpaT Ha OJHE BBEJICHHS Ta HA KYPC 3aCTOCYBaHHS pUCAUIIIAMY
7utst TikyBaHHs narieHTiB 13 CMA | tumy BikoM Bij 2 MICSIIIB

ITapamerp Pucauniam
Cknaj 1irouux peuoBUH 1 muisiika MictTuTh 60 Mr pucauIIamMy;
1 MJ1 BIIHOBJIEHOTO pOo34nHYy MICTUTh 0,75 Mr
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pUCAUILIAMY
dopma BUITYCKY Ta MOPOILIOK I OpajbHOro po3uuny, mo 0,75 mr/mi, y
JI0O3YBaHHS CKJISTHIN TUTSIII
Cxema 3acTocyBaHHs PexomennoBana no3a npenapaty EBpicai® nis

nikyBanHss CMA BHU3HA4a€ThCs 3aJI€KHO BiJl BIKY Ta
MAacH TiJ1a Iall€eHTa;

Bik Ta maca Tina Pexomennmosana nodosa
03a
Big 16 mHIB 10 < 2 MICHIIIB 0,15 mr/xr
BiJ 2 MicsIiB 10 < 2 POKiB 0,20 mMr/xr
> 2 pokiB Ta Maca Tina < 20 xr 0,25 mr/kr
> 2 pokiB Ta mMaca Tiyia > 20 Kr 5wmr
KpaTHicTh BBE/ICHHS B 365

piK

Ilina 3a 1 ¢makon/ I

TUISIKY, TPH*

KinbkicTh (riakoHiB Ha 11

1 pix**

Burtpartu Ha namienTa Ha _
1 pik, TpH

*¢ionogiono 0o aucma MO3 6i0 05.05.2025 Ne25/14470/2-25 ona nposedenns po3paxyHkie 6yino
BUKOPUCTNAHO 3AKYNIBENbHY YIHY 3a 002080pOM Keposaro2o docmyny 3a 2024 pix 6e3 I1/[B

**po3paxynku 6y10 NPOBEOEHO 3 YPAXYBAHHAM CEePEOHbOI 8acu ma iKY NAyicHmMia (6i0no0GiOHO 00
npunywjenHs y GUCHosKy 3 Oepoicaenoi OMT nikapcvkozo 3acoby pucouniam CmaHoM Ha

08.12.2021)

3BakalouyM Ha Te, 1110 PEKUM JI03YBaHHSI PUCAMILIAMY 3aJI€KUTh B1J] BIKY Ta Baru
MalieHTa, i1 po3paxyHKy BUTpaT Ha JIIKaApChbKUM 3aci® Jisl OJHOTO MalieHTa Ta
KOTOPTH TAII€HTIB OyJI0 YCEPEIHEHO Bary Ta BiK MAIlI€HTIB. 3 METOIO y3arajbHEHHS
IHIUBITyIbHUX AHTPOIIOMETPUYHUX TapaMeTpiB Ta iX JMHAMIKA 3 BIKOM IS
IPOBEJCHHS PO3PaXxyHKIB 3aCTOCOBAHO TaKe XK NMPUIYIIEHHS SK 1 Y BUCHOBKY 3
nepxxaHoi OMT mikapcbkoro 3aco0y pucauruiam ctaHom Ha 08.12.2021 mpo
BUKOPHUCTaHHS, B cepelHboMY, 11 (hrakoHiB pucaumiaMmy Ha pik Jjisl OTHOTO Malli€HTa
(marrieHTH Bi 2 MiCAIIIB 10 2 POKIB Baroto 8-9 kr).

3riiHO 3 IHCTPYKLIEO AJIi MEIUYHOIO 3aCTOCYBAHHS /1032 JIKapChKOTO 3ac00y
pUCIUILIAM JJIs I1Te BIKOM Bif 2 MicsIiB 10 < 2 pokiB cTaHOBUTH 0,20 MI/Kr Macu
TiIa TIOJHS OpajdbHO. BapTicTh JiKyBaHHS PHUCIUITIAMOM PO3pPaxOBaHO 3
MaTEMaTUYHUM OKPYTJICHHSM KUIBKOCTI (PIAKOHIB Ha PIK [0 LIJIOro yucia y Oik
301JIbIIICHHS.

Bapro 3a3HauuMTH, 110 MOPIBHSAHO 13 I[IHOIO, fiKa Oyna BHUKOpPUCTaHA JUIs
npoBeaeHHs AepkaBHoi OMT nikapcbkoro 3aco0y pucauriam cranoM Ha 08.12.2021
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(3asBrena koudineHuiiina ninosa mponosuuis 3assuuka, mo cranosiia ||| G
T'pH 3a (JIaKoH), IiHa 33 IOTOBOPOM KepOBaHOTO nocTymy 3a 2024 pik 6e3 [1JIB € Ha

PesynbraTi aHamizy BIUIMBY Ha TIOKa3HUKHU OFOJDKETY TMPEICTABIICHI 3 YaCOBUM
TOPU30HTOM B OJIMH PIK IpH 3a0e3IMeueHH] YCi€l KOrOpTH MAIli€HTIB PUCAUILIAMOM
(tabmuns 7). Po3paxyHKHM TIpOBEACHO 3a CTaHAAPTHU30BaHUM MIiAX0a0M (3
ypaxyBaHHSIM CepeIHbOI Baru Ta BiKy MarieHTiB). KUIbKICTh MaIli€HTIB 13 BU3HAYEHOT
IIJTbOBOI MOMYJIAIIT BIAMOBIIHO 10 JaHUX, HaJaHWX y 3BepHeHHI MO3 VYkpainu
(momatkax nmo smcta MO3 Vkpainm Big 05.05.2025 Ne25/14470/2-25 Tta Bifg
22.05.2025 Ne25/16688/2-25) cranosuts nporrososaro | y 2025 poui,
B - 2026 poui ra | v 2027 poui.

Bapto 3aznauntu, mo npu nposeneHHi aepxaBHoi OMT mikapchkoro 3acody
pucauruiam cranoM Ha 08.12.2021 po3paxoBaHa 3assBHUKOM KIJIbKICTh MALIIEHTIB, 1110
MOXYTh TOTPEOYBATH 3aCTOCYBaHHS PUCIUIIIAMY JIJIs JIIKYBaHHS maiieHTiB 13 CMA
1 Tumy BikoM BiJ 2 MicsiiB cranoBwia 20 namieHTiB Ha 2025 pik Ta 21 maiieHT Ha
2026 pik.

Tabauus 7. Pe3ynbratu aHamizy BIUTMBY Ha MOKa3HUKHU OIOKETY MPU 3aCTOCYBaHHI
UCUTIIIAMY

1 pik

KinbkicTh mamieHTiB

KinbKicTh a1TEH, 0 MOXYTh HOTPEOYBATH JIIKyBaHHS
pUCIUILTIAMOM (32 JaHUMH, HaJlaHUMHU Y JTOAATKY 10
aucta MO3 Vkpainu Big 05.05.2025 No25/14470/2-25

Ta Big 22.05.2025 Ne25/16688/2-25)

ButpaTu Ha BCIO nonyJisIlil0 Mali€HTIB, IPH

Burtpartu Ha pucaumiam Ta BIUIMB Ha OFOKET, TPH

PesynbTaTu aHamizy BIUIMBY Ha OIOJKET B YKpaiHi MOKa3aid, 10 32 YMOBH
3aCTOCYBaHHS I[1HU 3a JOTOBOPOM KEPOBAHOIO JOCTYMY, 10 OyB ykiaaeHuil y 2024
pOLIi, BUTPATH Ha 3aKYIIBIIIO PUCIUIIIIAMY Ha PIYHUHN KypC JIIKYBaHHS OJIHI€T TUTUHU
CTAaHOBUTUMYTh OPI€EHTOBHO rpH. BuTpatu Ha 3aKkymniBIiO pucauIiaMmy
JUTSl JTIKYBaHHS KOTOPTH THAI€HTIB (| ) 3a 13 BpaxyBaHHSIM NPUITYIICHHS
I10JI0 CEPEIHBOTO BIKY Ta Baru MaIl€HTIB OPIEHTOBHO CTAHOBUTUMYTh
TpH.

OpieHTOBHMII BIUIMB Ha OIO/KET pHUCAUIIaMYy OyJo MOpPIBHSHO 13
PEKOMEHIOBAaHUMH 3HAYCHHSMH ITKAJIM BIUTUBY Ha OIOJDKET B YKpaiHi, BIMOBITHO
70 3HAYCHb PEKOMEH/IOBAHOI IIKAlW OI[IHKA BIUIMBY Ha OO/DKET B YKpaiHi Ha
MiACTaBl JaHWX JEPKABHUX BUTPAT Ha JIKapcbki 3acobm y 2021 pomi, Ta
BCTaHOBJICHO, 1110 MTPH 3aCTOCYBAaHH1 PUCAMILIAMY, BIUIMB Ha Oro/keT Ha 1 pik Oyne

. )
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ButpaTtu Ha pucaumiaM Ha MOMYJISIIIO MALIEHTIB 3@ 3aKyMIBEIbHOIO LIHOIO 32
JOTOBOPOM KEPOBAHOTO JOCTYIly, HagaHowo y 3BepHeHHI MO3 VYkpainu, € Ha
, HDK OyJI0o po3paxoBaHO 3assBHUKOM Ha 2025 pik B paMKax JepKaBHOI
OMT nikapcbkoro 3aco0y pucaumiam cranom Ha 08.12.2021. OCHOBHOIO MPUYHHOIO
By Ha Oromker ¢ ||l <imexocri nanienriz (G
, HIK OyJI0 CIIPOTHO30BAaHO 3asBHUKOM B paMKax IPOBEIEHHS JEP>KaBHOI
OMT y 2021 pomi). [Tpote
KUTBKOCTI TIALIIEHTIB 3 OTJISITY Ha Te, 1110 I[1HA 3a JIOTOBOPOM
KepoBaHOTro JocTymy 3a 2024 pik € HDK Oysa 3asBJICHa 3asBHUKOM Y
2021 pori.

5) mani moxo KopekTHOCTI iH(popMauili Mpo HasiBHiCTHL 200 BiACYTHICTH
€KOHOMIYHHUX Ta KJIHIYHHX IepeBar 3acTOCYBAHHSI JIKAPCHLKOI0 3acoly
NOPiBHAHO 3 IHIIUM JIIKAPCBKHUM 32C000M 200 IHIIOK MEAUYHOI0 TEXHOJIOTI€I0
(a0o0 ix BiICYTHOCTI), HAAHi 3aABHUKOM

Bignosigno no n.7 Iopsnaky nepkaBua OMT 3a CKOpO4YE€HOIO MPOLIETYPOIO HE
nepeadoavyae MPOBEICHHS €KCIIEPTU3H MOJJAHUX 3assBHUKOM 3as1BH 1 JJOChE, HA T1JICTaB1
AKUX MOKHA 3pOOUTH BUCHOBOK IPO KOPEKTHICTh HaZaHO1 1HPpOopMallii.

4. PekoMeHaalii 1010 BKJIIOYEeHHA (BUKJIKYEHHS) JiKapCbLKOro 3aco0y 10
(3) HanioHa1ibHOT0 nepeJtiky 0CHOBHMX JIKapCbKHUX 3ac00iB Ta (200) nepeJikis,
10 3aKYNOBYKTBHCH 32 KOIITH JAEP/KABHOI0 OI0IKeTy I BHKOHAHHS NPOrpam
Ta 3AIMCHEHHS IEHTPAJI30BAHUX 3aX0AIiB 3 OXOPOHH 310pPOB’si, Ta (a0o0)
peKoMeHIaNlil 010 3aCTOCYBAHHSA ISl I[JIed OXOPOHU 310POB’S JIIKAPCHKOTO
3aco0y, oniara, 3aKymiBJis 200 BIAIIKOAYBAHHS BAPTOCTI AIKOI0 31iliCHIOETHCHA 3
METOK BHMKOHAHHS PerioHaJbHUX HUILOBMX MPOrpaM 3 OXOPOHH 30POB’s, IO
NMOBHICTIO YH YaCTKOBO (hiHAHCYIOTHCH 32 PaXyHOK KOIUTIB MiCIeBHX OKO/KETIB,
Ta (200) pexkoMeHAANLIl OA0 YKJIAJIEHHs 200 MPOAOBKeHHs Ail (MMPOJIOHTAILiI)
JAOTOBOPiB KEPOBAHOI0 A0CTYIY Ta (a00) iHIII pekoMeHaawLil y pa3i He0oOXiTHOCTI
YXBaJICHHSI pilieHb B CHCTEMi 0XOPOHH 310POB’sl

Cranom Ha 04.08.2025 BianoiaHo a0 3BepHenHss MO3 Ykpainu Big 05.05.2025
Ne25/14470/2-25 ta nucta yrounenss Big 22.05.2025 No25/16688/2-25 npoeneHo
nepxxaBHy OMT 3a cKOpOYEHOI0 MPOIIEAYPOIO JIKAPCHKOTO 3aCO0y PUCIUILIAM IS
JikyBaHHS narieHTiB 13 CMA 1 Tumy BiKOM BiJ 2 MICAIIIB HA BUKOHAHHS MIATYHKTY
6 mynkty 8 Ilopsiaky mpoBeneHHs [ep>KaBHOI OIIHKA MEIWYHUX TEXHOJOTIH,
3aTBepKEeHOro nmoctaHoBoto Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300
(mam — Iopsinok). BinnosigHo a0 n1.22 [TopsiaKy BUCHOBOK YITOBHOBaKEHOTO OpraHy
Ma€e peKOMEHIALIHUI XapakTep.

3a pe3yJabTaTaMHu PO3IJSIAY MPOEKTY BHUCHOBKY YIOBHOBA)KEHOI'O OpraHy 3
OL[IHKA MEJAMYHUX TEXHOJIOTIM, OILIHKKA (aHali3y) pe3yibTaTiB MOPIBHIIBHOI
KJIIHIYHOT €(DEeKTUBHOCTI, O€3MEKH Ta BIUIMBY Ha OI0OJKET PUCAMUIIAMY ISl JTIKYBaHHSI
namieHTiB i3 CMA 1 tumy BikoMm Big 2 MicsiiB EkCiepTHUM KOMITETOM 3 OIlIHKH
MEIUYHUX TEXHOJIOT1H JlepkaBHOTO mignpueMcTBa “JlepkaBHUI eKCIEPTHUM LIEHTP
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MinicTepcTBa 0XOpoHHU 310poB's” (mami - ExcreprHuii komiteT) Oynno 3a3Hau€HO
HACTyITHE.

Peszynomamu nopiensaneroi kniniunoi eghekmusnocmi (pe3yromamuHicms)

Jlo BHUCHOBKY yTMOBHOBa)XEHOTO OpraHy 3a pesynbTaTamu nepxkaBHoi OMT y
2021 portti 1010 KATHIYHOT €PEKTUBHOCTI Ta O€3IMEKH JIKapChKOT0 3aC00y pUCAUILIAM
1t mikyBaHHsT CMA nomatkoBo O0yJ1o BiiiOpaHo A0JaTKOBO 2 MyOJTiKaIii:

- Ribero et al., 2021 “How does risdiplam compare with other treatments for
Types 1-3 spinal muscular atrophy: a systematic literature review and indirect
treatment comparison”; J Comp Eff Res. 2022 Apr;11(5):347-370. doi: 10.2217/cer-
2021-0216. Epub 2022 Jan 18 ;

- Giess et al., 2024 “An updated systematic review on spinal muscular atrophy
patients treated with nusinersen, onasemnogene abeparvovec (at least 24 months),
risdiplam (at least 12 months) or combination therapies”; Eur J Paediatr Neurol. 2024
Jul:51:84-92. doi: 10.1016/j.ejpn.2024.06.004. Epub 2024 Jun 1712,

3a pe3yiabTaTaMu HENPsMOro MopiBHIHHSA 3a MeTo1oM MAIC, 110 npencraBieHo
y myoOumikarii Ribero et al., 2021, BcraHOBJIEHO IO 3aCTOCYBaHHS PUCIUILIAMY
MOPIBHSAHO 13 HAWKPAILIOK MIATPUMYIOUOIO Tepami€ro (1mianedo) 3Ha4yHO MIJBUIILYE
BIDKMBAHICTh 0€3 MoJii (CMEepPTh YW MOCTIMHA BEHTWIALS JIET€Hb) Ta 3arajbHy
BIDKMBAHICTh 4yepe3 12 MicsmiB croctepexeHHs. Yepe3 9 MiICsIIB CIIOCTEPEKEHHS
BCTAHOBJICHO, 1[0 3aCTOCYBaHHS PHUCAUIUIAMY IMOKpAIly€ TMOKa3HUKU PYXOBUX
HaBHYOK 3a mKajgo HINE-2 nmopiBHSHO 13 HalKpaIow MiATPUMYIOUOI0 Tepalli€lo,
30KpeMa JIOCATHEHHS TaKuX MOTOPHHUX €TalliB, SIK MOBHUN KOHTPOJIb IOJIOKEHHS
T'OJIOBH, CAMOCTIMHE CUJIIHHS 0€3 MATPUMKH, a TAKOXK CHIIHHS 3 MATPUMKOIO Ta 0€3;
OJTHAK OJICH MAIlIEHT HE 3MIT JOCITTH IePEeBEPTAaHHS Ta CTOSHHS 3 OMOPOIO Ta Oe3.
Takox 3acTOCyBaHHS PHUCAWIUIAMY BEAC N0 3HAYHOTO ITOKPAIICHHS MOTOPHOI
dbynkii 3a mkainorw CHOP-INTEND, sik 3a o1iHKOIO MOKpailieHb Ha >4 0aiu Bij
BUXIJIHOTO PIBHS, TaK 1 3@ OI[IHKOIO JOCSTHEHHs > 40 OaiB.

Jj1st HenpsIMOTo MOPIBHSHHS MK PUCIIUIIIIAMOM Ta HAUKPAILIOIO M ATPUMYIOUYOIO
Tepaniero (mamnedo) y mamieHtiB 31 CMA 1 Tuny Oyio BKJIIOUEHO ISl aHATI3y

2 IOCIIIHKEHHS:

- FIREFISH (NCT02913482) — BigkpuTe OTHOTPYIOBE JIOCIIKCHHS
pucauruiamy ¢asu II/11T (Darras et al., 2021, Masson et al., 2022);

- ENDEAR (NCT02193074) — panmomi3oBaHe TMOBIiHE 3acIliIicHEe
KOHTpOJbOBaHe AociimpkeHHs ¢asu [l nycinepceny nopiBHAHO 3 maneoo.

3a pesynbTaTamu aHaiizy Giess et al., 2024 BcranoBIieHO, 110 TPU 3aCTOCYBaHHI
PUCAUTIUIAMY MTOKPAITMIIACS TTOKA3HUKU PYyXOBUX GYHKIINH, mpudomy 90% marieHTiB
Maiu nokpamieHHs >4 6anu 3a mkanoro CHOP INTEND wuyepe3 12 ta 24 wmicsi.
YacTka nmaiieHTiB, ki Habpanu noHas 40 6amis 3a mkanoro CHOP INTEND nocsarna
76% uepe3 12 wmicsauiB 1 3Hu3mnacs a0 56% depes 24 micaui. 3a mkanoro HINE-2

78% mMalli€eHTIB AOCATIM MOKpalleHb. JIOCITHEHHsSI pyXOBUX €TaliB MPOIOBKYBaIH
nokpanryBatucs: 17% mnaiieHTiB 3MOTJIM CUIITA IoHalMeHine 30 cexyHHA Micis
12 wmicsuiB, a 44% — micnas 24 wmicamiB jikyBaHHa. OJHAK JKOJEH TMaIllEHT HE
HaBYMBCS CaMOCTIMHO CTOSTH YW XOJAWUTH. IIpW OIIHIN TMOPIBHIHO 3 KOTOPTOO
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OPUPOIHOTO Tepediry 3axBOPIOBAaHHS BCl TMOKpAIIeHHS Oyiad CTaTUCTUYHO
sHauymumu. [lotpeba B pecmipaTopHii MIATPUMII CYTTEBO 3pocia 3 29% mailienTiB
Ha moyarky uikyBaHHS 10 80% micias 24 wicauiB jikyBaHHS. [lopiBHSHO 3
MOYATKOBOIO KUTBKICTIO MAII€HTIB, IO MOTpeOyBaal HYTPUTHUBHOI MiJTPUMKH Ha
MOMEHT BKJIFOUEHHS y JOCIIHKEHHS, yepe3 24 MicslIl JIUIIE OAUH MaIl€HT JOJAaTKOBO
noTpedyBaB HyTPUTHUBHOI MiITPUMKH;

besneunicmo

Omuinka mpodiato 6e3neKku JIKapChKOro 3aco0y pUCIUIlIaM, 10 MpecTaBlIeHa
y myouikariii Ribero et al., 2021, cBiguuTh, 10 cepiio3Hi MOOIYHI peakIil JacTiiie
BUHUKAJIM TPHU 3aCTOCYBaHHI HaMKpamioi MiATpUMYIOUOi Tepamii, 1o Moxe OyTu
[10B’s13aHa 3 OUIBIIO0 KIJIBKICTIO JIETAIbHUX BUIIAJIKIB.

BigmoBigHo 1o pe3ynbTaTiB, IO HaBeaeHi y myoOuikamii Giess et al., 2024,
Mo0O1YH1 peakIli mpyu 3aCTOCYBaHH1 pUCIUILIaMy OyJIU YaCTUMH, ajie JUIIIE JesKl 3 HUX
Oy moB'si3aHi 3 JiKyBaHHAM. JKOJIHI MOOIYHI peakiii, MOB'sa3aH1 3 JIKyBaHHSM, HE
MIPU3BEIIN 0 IPUTTHHEHHS JTIKYBaHHSI.

3a pesynbTaTaMu aHaiizy npodiaro O€3MeKu pUCAUIIaMy MOPIBHSIHO 13
HalKpamiow MiATPUMYIOUOI0 Teparnielo (1iane6o) y mamieHtiB 31 CMA 1 Ttumy
(mocmmxennss FIREFISH (NCTO02913482) Ta ENDEAR (NCT02193074))
BCTAHOBJICHO, III0 CEpPHO3HI MOOIYHI peakilii pijiie BUHUKAIM y TAIIE€HTIB, SKI
orpumyBaiu pucauriam — OR 0,06 (95% CI: 0,01-0,23). Sk 3a3HayarOTh aBTOPH,
OCKLJIbKH Cepio3H1 OOI4YH1 peakIlii BKIOYal0Th JIeTallbH1 BUNIAKHU, MEHIIIA KUIBKICTh
CEepHO3HMX TMOOIYHMX PpEeaKIid MpH 3aCTOCYBaHHI PHUCAMUILUIAMY TOPIBHSHO 3
HaKpalom MiITPUMYIOUOI0 TEpaIi€l0 MOXKE YaCTKOBO TIOSICHIOBATHUCS MEHIIOO
KUIBKICTIO CMEpTEH MpH 3acTOCyBaHHI pucauruiamy (9%) mopiBHSHO 3 HaKpamiow
niaTpuMyrodoro teparmiero (39%);

Egexmusnicmv gumpam na 3as61eHutl 1ikapcoKuil 3acio i aHaniz 6nausy makux
suUmMpam Ha NOKA3ZHUKU O100dcenty 8iON08IOHO 00 PeKOMEHOOBAHOT WKAIU SPAHUUHUX
3HAYeHb IHKPEMEeHMAaNIbHO20 NOKA3HUKA eqheKmMUSHOCII UMpam ma WKAIU ix niuey
Ha 0epaicasruil 0100xcem

Bignosigno mo 1.7 Iopsiaky, nep:xaBHa OMT 3a CKOpOUEHOO TTPOLIEAYPOIO HE
nependayae TPOBENCHHA aHali3y €(QEeKTHUBHOCTI BUTpPAT Ta PO3PAXyHKY
1HKpeMeHTalbHOTO TToka3HuKa edekTuBHOCTI BUTpat (ICER) B YkpaiHi.

PesynbraTi ananizy BIUTMBY Ha TTOKA3HUKU OIOJKETY MPECTABICHI 3 YaCOBUM
TOPU30HTOM B OJIMH PIK MpU 3a0€3MEUYCHH] YCI€i KOTOPTHU MAIIEHTIB PUCIUTIIIAMOM.
Po3paxyHku npoBeieHo 3a CTaHIapTU30BaHUM IT1IX0I0M (3 YpaxXyBaHHSIM CEPEIHBOL
Barv Ta BIKY MAIll€HTIB, iX KUIbKOCT1). Pe3ynpTaTi aHani3zy BIUIMBY Ha OIOJKET B
VYkpaiHi mokasanu, IO 3a YMOBH 3aCTOCYBaHHS I[IHM 3a JOTOBOPOM KEpOBAHOTO
noctyny, o OyB ykiaaeHuit y 2024 poiii, BUTpaTH Ha 3aKYIIBIIO PUCIUILIIAMY Ha
pIYHUI KypC JIKYBaHHS OJIHI€1 AUTUHU CTAHOBUTUMYTh OPIEHTOBHO IpH.
Butpatn Ha 3aKkymiBial pUCAMIUIAMY Uil JIIKYBaHHS KOTOpPTH TMAllI€HTIB

) 13 ypaxyBaHHSM MPUNYIIEHHS HIOJI0 CEPEJHBOTO BIKY Ta Baru
NAIIEHTIB OPIEHTOBHO CTAHOBUTUMYTh _ IPH.
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OpieHTOBHMII BIUIMB Ha OIOUKET pUCAMIIAMY Oylio TOpPIBHAHO 13
PEKOMEHIOBAaHUMH 3HAYCHHSMH KM BIUTUBY Ha OIODKET B YKpaiHi, BiMOBITHO
70 3HAY€Hb PEKOMEHJOBAHOI IIKANIM OIIIHKM BIUIMBY Ha Oro/keT B YKpaiHi Ha
MiZICTaBl JaHUX JE€pKaBHUX BHUTpaT Ha JiKapchki 3acobum y 2021 pomi, Ta
BCTAHOBJICHO, 1110 NMPHU 3aCTOCYBAHHI PUCAMILIAMY, BIUIUB Ha OrokeT Ha 1 pik Oyze

);

Axicmb 0okazoeux oanux

[lin wac mpoBenenHs paepxkaBHoi OMT 3a CKOpOUEHOIO MPOIEAYPOIO
YIOBHOBR)XEHUM OpraHoM OyJI0 TIPOBEIECHO OIIHKY METOJIOJOTIYHOI SKOCTI
nyomikamii Ribero et al., 2021 3a aganTtoBanum muctoM omiHku SIGN 50
(Methodology Checklist 1: Systematic Reviews and Meta-analyses) Ta BCTAHOBJICHO
il MpUAHATHY METOAOJOTIYHY SKICTb. BpaxoBylouu BIJCYTHICTH MOPIBHSUIBHUX
JOCIIKEHb pucauIuiaMy BUKopucTanHs metony MAIC st 00'enHaHHS OKpeMUX
pe3ynbTaTiB Ta OLIHKM MOPIBHSJIBHOI KIIHIYHOI €()EKTUBHOCTI PUCAUIUIAMY €
JOLIUTBHUM. MEeTo0JI0T1d Ta OCHOBHI PUHIMUIIY, 110 BUKIIAJIeH! y myouikanii Ribero
et al., 2021 BignosigatoTe Ou1bIIOCTI KpuTepisiMm NICE DSU TSD 18 s sikicHOTO
BukoHaHHa MAIC.

Hocmimxenass ENDEAR Mae HU3bKuM pU3MK CHCTEMAaTHUYHOT TOMMIIKH Ta
HU3BKMM a00 B HHU3BKOIO A0 HeBM3HaueHoro (aHria. low- to-unclear) mae
nociimkenas FIREFISH;

Opeanizayiuni kpumepii

Jlikapcekuil 3aci0 puCAMIUIAaM HE BKIIOYEHUW 1O YHUHHOTO 17 BHUIYCKY
Jlep>xaBHOTO (hopMyIsipa JiKapchkuX 3aco0iB (Haka3 MO3 Ykpainu Big 13.06.2025
Ne 971).

CraHoM Ha AaTy HIATOTOBKU JTaHOTO BUCHOBKY YIMOBHOBaX€HHUM OPIaHOM HE
3HANIEHO MIXHAPOJHUX KIIHIYHMX HACTAaHOB Ta HACTAHOB HAYKOBUX TOBApUCTB
IHIIMX KpaiH 100 JiKyBaHHs nauieHTiB 3 CMA, B K1 OyJ10 BKIIOYEHO PUCIUILIAM.

3riiHo  pexoMeHamiii HaiioHanpbHOTO KOHCEHCYCy IOJO0 JiarHOCTHKH,
JIKyBaHHS Ta MPO(UIAKTUKUA CHAJKOBUX HEPBOBO-M's30BUX po3naniB (bonrapcbke
TOBApUCTBO HEPBOBO-M'A30BUX 3aXBOPIOBaHb Ta boirapcbke TOBapHCTBO AUTAYOL
HEBpOJIOTii, mcuxiarpii Ta mcuxonorii po3Butky, 2021 (National consensus on
diagnosis, treatment and prevention of hereditary neuromuscular disorders, 2021))
JTKApChKUM 3aci0 pucauIUIaM TOKa3aHWUW HJis JIiKyBaHHA Bcix TUMIB 5q-CMA y
MaIli€HTIB BIKOM 2 MICSIIIB 1 CTapIIIe;

Enioemionociuni noxasHuku w000 OKpemMoco 3aX80PHEAHHA. NOWUPEHOCHI,
3axX60pPIOBAHOCMI MA CMEPMHOCMI 8 YKpaiHi

BignoBimHo g0 ©6a3uW  JaHUX PIAKICHUX 3aXBOPIOBaHb AMEpPUKaHCHKOI
HEKOMepIiiHO1 opraHizamii “HamioHansHa opraHizaiisi 3 piIKICHUX 3aXBOPIOBaHb”
(National Organization for Rare Disorders, ORD) 3axBoproBanicth Ha CMA
ctaHoBUTH purbM3HO 1 Ha 10 000 HOBOHAPOIIKEHUX.

3riHO JaHMX Heaep:kaBHOro peectpy xBopux Ha CMA Bixg XapKiBCHKOTro
onaroniitnoro pounay «itu 31 CMA» cranom Ha 01.01.2020 p. B Ykpaini npoxxuBaiu
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267 nauienTiB 13 CMA, ctanom Ha TpaBenb 2021 p. — 244 nartienta, 3 Hux 220 ocib
13 miarBeppxeHnM JIHK anamizom.

BinmoBigHO 10 AaHMX, HaZaHWX y AoAaTKy ao jgucta MO3 Big 22.05.2025
Ne25/16688/2-25 «kinpKicTh TMAallI€HTIB, SKUM MPU3HAYEHO JIKApCHhKHM 3acid
pucauruiam y 2025 porii CTaHOBUTh _ (MPOTHO30BaHO _ y 2026
pori ta ||| GGGy 2027 p.).

Coyianvni, emuuni, opeanizayiuni ma iHWi acnexmu

CMA BXOoauTh 0 TMepeliky piakicHux (opdaHHUX) 3aXBOPIOBaHb,
3arBepKeHoro HakazoM MO3 Ykpainu Bix 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinicrepctBi toctuiii Ykpainu 13 nucromama 2014 p. 3a No 1439/26216.
3a0e3neyeHHs] JOCTYMy TMAlI€HTIB, SKI CTPaXJalOTh Ha piakicHi (opdaHHi)
3aXBOPIOBaHHS, 10 JIKAPChKUX 3aco0iB, MEIUYHUX BHUPOOIB Ta TMPOAYKTIB
CIELIILHOTO JIIKYBAJIBLHOIO XapuyBaHHS € OJHIEI0 13 ckianoBux «llmany 3axomiB
moao peamsanii Konmeniii po3BUTKYy CHCTEMH HaJaHHS MEAWYHOI TOTIOMOTHU
narieHTaMm, siKi CTpaKJaloTh Ha piakicHi (opdanHi) 3axBoproBanHs, Ha 2021-2026
pokm». Metoro miei KoHnenuii € 3MeHIIeHHs] CMEPTHOCTI BiJl PIAKICHUX (Op(haHHUX)
3aXBOPIOBAHb, MIJIBUIIEHHS SKOCTI >KUTTS MAIl€HTIB, SIKI CTPaXXAAlOTh Ha PIAKICHI
(opanni) 3axBOprOBaHHS, HUISXOM 3a0€3IMEUEHHs CIPaBEIJIMBOIO Ta PIBHOTO
JOCTYIy JI0 SIKICHOT MEIUYHOI JOTIOMOTH TaKUM TalllEHTaM, 30KpemMa 110 SKICHUX,
eeKTUBHUX Ta O€3MeYHUX JIKAPChbKUX 3ac0o01B JUIsl JIIKYBaHHS PiJIKICHUX
(ophaHHUX) 3aXBOpPIOBaHb, 10 MEIWYHUX BHUPOOIB Ta MPOIYKTIB CIEHIATIBHOTO
JKYBaJIbHOTO Xap4yBaHHs, a TaKOXX MCHUXOJOTTYHOTO CYNpOBOAY (MeTa 1 LIl Ii€l
Konnenmii Binnmosinatots Lisim ctanoro po3sutky Ha 2016-2030 poxu (Camiti
OOH, Bepecensb 2015).

3a pe3ynbratamu 3aciganHsa EkcnepTHOro KoMiTeTy, 1o Bigoynock 24.07.2025,
OyJ10 HaJJaHO HACTYMH1 PEKOMEH Ialli1.

1. BpaxoByrouu BUIIEHABEEHI PE3yJbTAaTH OLIHKU KIIHIYHOI €()EeKTUBHOCTI Ta
Oe3nexku, a TakoX, Oepyud 10 yBaru nomyJssinito namieHtiB 3 CMA B VYkpaiHi,
PEKOMEHIOBAHO BKJIIOYUTH JKapchkuit 3aci6 pucaumiam (EBPICII®) 3a
MOKa3aHHAM JUIsl JIIKyBaHHS CIIHAJIBHOI M s130BOi aTpodii y Maii€HTiB BIKOM BiJ 2
MICSIIIB JI0 TEPENKYy JIKApChKUX 3ac0o0iB, MEIMYHHUX BHUPOOIB Ta JOTOMIKHUX
3ac001B 10 HUX, 10 3aKyTOBYIOTHCS 3a KOIITHU JIEPKABHOTO OFO/IKETY JIsl BAKOHAHHS
mporpaM Ta 3JIIMCHEHHS IICHTPaTI30BaHUX 3aXOMIB 3 OXOPOHHU 370poB’s Ta (abo)
pErioOHaIbHUX IIJIbOBUX MPOTpaM 3 OXOPOHU 3JI0POB’S HA YMOBAax YKJIaJCHHS
JIOTOBOPIB KEPOBAHOT'O AOCTYIIY.

2. JlomiapHO pO3TIISIHYTH MUTAHHS BKIFOUEHHS JIIKAPCHKOTO 3aC00Y pUCIUTIIIAM
(EBPIC/I®) no JepxaBHoro GopMyJspa JIiKapchbKuX 3aco0iB.

3asBHUKY pPEKOMEHIYEThCS CIUIAaHyBaTH, OpraHiyBaTH Ta TPOBECTH
PETPOCIEKTUBHE, PaHIOMI30BaHE, MOPIBHsUIbHE (KOMIIApAaTOpU — HYCIHEPCEH Ta
HalKpalia marpumMyroda Teparisi) KJIiHIYHEe AOCTIIKEHHS 3 BABYEHHS €()eKTUBHOCTI
Ta Oesneku mikapcekoro 3aco0y pucaumuiam (EBPICII®) 3a mokaszaHHsSM s
JIKYBaHHS CIIHAIBHOI M 30BOi aTpodii y MaIi€EHTIB BIKOM BiJ 2 MICSALIB.
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5. Indopmanisa mox0 cTPOKy Aii BUCHOBKY YIIOBHOBAKE€HOI'0 OPraHy:

BignmosigHo 1o n. 21 IMopsaky BUCHOBOK yIOBHOBaXXEHOT'O OpPraHy CTOCOBHO
BIJIMTOBITHOT MEIUYHOI TEXHOJIOTIi BBAKAETHCS YMHHHUM JO MOMEHTY TPOBEICHHS
HOBOI JIepP>KaBHO1 OIIIHKU MEIUYHOT TEXHOJIOT 1.
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