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No Ha Ne BIJ
BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 AePKABHOI OLIHKY MeJIUYHUX TEXHOJIOTIi:
pUCIUILIAM

epacasna oyinka meouuHux mexHONO02iU NPOBe0eHa YNOBHOBANCEHUM OP2AHOM 3
0epIHCABHOT OYIHKU MeOUUHUX MEXHOJI02Il 8I0N08IOHO 00 sumoe IlopsaoKy nposedeHns
0epAHCaHOI OYIHKU MeOUYHUX MeXHOI02IU, 3ameepoxceHo20 nocmanosoro Kabinemy
Minicmpie Yxpainu 6io 23.12.2020 Nel300 ma ckradaemvcsi 3 pe3yibmamis auaiizy
NOPIBHANbHOI ehexmugHocmi (pe3yibmamugHocmi), besnexu, epexkmugHocmi sumpam
ma pe3yibmamis aHaizy 6Naugy Ha 00xicem JKApPCbKo2o 3acoby HA OCHOBI OaHUX
3as86HUKA. BuchHosok ynosHosadicenoco opeany 3 0epIHCABHOI OYIHKU MeOUUHUX
MexHOI02Il Mae pekomMeHOayiunul xapakxmep. Haoaui 0awni y 8UCHOBKY € AKmMyaibHi
CMAaHOM Ha 0amy 1020 Ni020MoOBKU.

1. Indopmanis npo aaTy mNpPoOBedeHHS IE€PKABHOI OIIHKM MeIUYHHX
TEeXHOJIOTii 3asiBJIEHOr0 Jikapcbkoro 3aco0y: 12.03.2024

2. Indopmanis npo 3asiBJIeHNH JiKapcbKNH 3acio0:

1) HaiimeHyBaHHsi (Npi3BHINe, iM’s1, MO 0aTbKOBi) 3asiBHHKAa Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 12.03.2024 B JlepkaBHOMY peecTpi JiKapChKUX 3acobiBl:

EBPIC/I, nopomok ais opajJibHOTO po3uuHy, | mmismka mictuTh 60 wmr
pucaumiamy y ¢gopmi opouika ajis OpaaibHOTO PO3UUHY.

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

Bupoonuk: ®©.Xopdpmann-JIs Pour JiTa, [lseiinapis.

3aauuk: ©.Xopdmann-Jls Pour JIta, [seitnapis.

! http://www.drlz.com.ua/
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2) TOproseJibHA Ha3Ba JIKapChKOIo 3aco0y:

EBPICAI

3) Mi’)kHapOAHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMiYHe HAlIMeHYBaHHA:

Risdiplam

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

oitoua peuosuna: pucauriaM (risdiplam);

1 musiika MicTuTh 60 Mr pucIuILIaMYy;

1 MJ1 BIIHOBJIEHOTO pO34MHY MICTUTH 0,75 MI pucauIiamy;

oonomigichi  peuosunu: ManiT (E421); 13omanber (E953); mnomyHuuyHui
apomaTu3aTop; KHcioTa BUHHA; HaTpito OeHzoar (E211); momerunenraikons 6000;
caxapaJio3a; KHCI0Ta acKOpOiHOBA; IUHATPIIO €/IeTaT, TUT1IparT.

5) popma BUnIyCKY:

MOPOUIOK JJI1 OpPaJIbHOIO po34uuHy, | Tuismka Mictuth 60 Mr pucaumiamy y
(opMi MOpPOIIKA 1711 OPATBLHOTO PO3YUHY.

6) crocid 3acTocyBaHHS JiKapCHKOI0 3aC00Y:

OpanbHMil po3unH npenapary EBpicai NOBHUHEH rOTyBaTH MEAUYHHUNA (paxiBelb
(ToOTO NiKap abo dapMaleBT) Nepea BIAMYCKOM Malli€HTY.

Jlikapcekuit 3aci6 EBpical mpuiiMaioTh mNepopaibHO OJIMH pa3 Ha 100y,
OpuOIU3HO B OJIMH 1 TOM e yac 1I0/HSA, BUKOPUCTOBYIOUHU IINPUIH JIJIsI OPAJIbHOTO
OpuiioMy JJii TOBTOPHOIO BUKOPHMCTaHHS, 110 HAJalOThCS B  YHAKOBII.
PexomennoBana 1o3a npenapaty EBpicai 1uis nikyBanHS CMA BU3Ha4a€eThCS 3aJ1€KHO
BiJI BIKY Ta MacH TiJIa MMaIfi€HTa.

7) ingopmanis Mpo HASIBHICTH JIePKABHOI peecTpauii JikapcbKOro 3acody B
Ykpaini:

EBPIC/I, nopomok ajis OpajJibHOrO po3uuHy, | miusmka wmictute 60 wmr
pucaumuiamy y Gopmi mopouika yisi OpajibHOro pO3YHHY.

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

8) ¢dapmaxoJioriuna i JikapcbKkoro 3acody Ta KOA 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KiIacupikauicro:

Mexanism nii. Pucaurmuiam € moaudikaTopoM CIUIaHCHUHTY TOTMEpETHUKA
matpuunoi PHK (mpe-mPHK) rena BwxkuBanus wmoTonelpoHiB 2 (SMN2),
po3pobieHum miig JikyBaHH CMA, CIpUYMHEHOI MyTallisiMU XPOMOCOMH 5(, IO
npu3BoAATh A0 nedinuty Oiika SMN. OynkiioHansHUN aedinut O6inka SMN e
natodizionoriyHuM MexanisMmoM CMA ycix TUMIB.

Pucnunnam xopurye crmadicuar SMN2, 3MmiHIOOUM OanaHCc 3 BUKITIOYEHHS
€K30Hy 7 Ha BKIIOYEHHA ek30oHy 7 B TpaHckpunt MPHK, y pesymbrari doro
30UIBIIYETHCSI BUPOOJICHHST (PYHKIIIOHAJIBHOTO Ta cTabuibHOro Oiaka SMN. Takum
yuHOM, pucauruiam Jikye CMA  3aBOsSKd  MIABUIIEHHIO Ta  YTPUMAaHHIO
¢yHkuioHanbHOro piBHA Ouika SMN. PucaumniaM piBHOMIpHO PO3NOAUISAETHCS MO BCIX
YacTUHAX TUIa, Y TOMY YMCIl B LIEHTPaJIbHY HEPBOBY CHCTEMY, MPOHUKAIOUU Yepe3
reMaToeHuedaniyiuii 6ap’ep, 1 TAKUM UYMHOM 30UIbIIYIOYM piBeHb Oimka SMN B
nentpasnbHiii HepBoBi cuctemi (HHC) Tta ychomy opranizmi. Konuentpaiiis
pucauruiaMy B Tuia3mi KpoBi Ta Outka SMN B KpoBi BimoOpaskae po3momina Ta
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dapmakoguHaMidHI €pEeKTH PUCAUILUIAMY B TaKUX TKaHWHAX, SIK TOJOBHUN MO30K Ta
M’SI31.

dapmakoTepaneBTUYHA TPyIMa: 3aco0HM, IO BIUIMBAIOTH HA OMOPHO-PYXOBUU
amapat. [Hmi 3acobu, 10 3aCTOCOBYIOTHCS y pasl MAToNOrii OMOPHO-PYXOBOTO
amapary. Kog ATX M09A X10.

9) moka3aHHA 0 MeUYHOI0 3aCTOCYBaHHS, 32 AIKNUM OJaBaJjiacs 3asBa:

JlikyBanHs 5q-acoiiiioBaHoi criHaigbHOI M’s130B0i arpodii (CMA) y naiieHTiB
BIKOM B1J 2 MICSIIIB.

10) moxka3zaHHs 10 MeIUYHOIO 3aCTOCYBAHHS BIANMOBIHO 10 IHCTPYKIIl 15
MEeJIUYHOI0 3aCTOCYBaHHS, 3arBepmkeHol MO3, 3a HasiBHOCTI Jdep:KaBHOI
peecTpauii JikapcbKOro 3aco0y B YKpaiHi:

JlikyBanHs S5q-acoliifioBaHoi chiHaibHOI M’s130B01 arpodii (CMA) y mnaiiieHTiB
BIKOM B1J] 2 MICSIIIB.

11) indopMmaniss Npo HAABHICTH INOKa3aHb 10 MEAMYHOI0 3aCTOCYBAHHA
JIKAPCHKOIo 3aco0y /i1 BUKOPUCTAHHS il Yac HAJAAHHS MeIUYHOI J0MOMOTH
NPH CTAaHAX, 110 3a3HA4YeHi y NPiOpUTEeTHUX HANIPSIMAX PO3BUTKY c(hepu 0XOpPOHH
310POB’S1:

Bignoimno no Hakazsy MO3 Vkpaiam Big 07.10.2022 Ne 1832 «IIpo
3aTBEPKEHHS NIPIOPUTETHUX HAMPSIMIB PO3BUTKY cepr OXOpPOHHU 3710poB'st Ha 2023
— 2025 poku» criHaibHa M'si30Ba atpodis HE BIAMOBIAE CTaHy, IO BITHECEHUHN 0
NPIOPUTETHUX HANPSIMIB PO3BUTKY cepu 0XOpoHH 370poB's Ha 2023 — 2025 poku,
IpOoTe HasiBHA HE3aJI0BOJICHA MEIUYHA MOoTpeda y yikyBaHH1 namieHTiB 13 CMA II ta
I1I Tumis XBopo60-MoaAUpIKYIOUMMH JIiKAPCHKUMH 3ac00aMu B Y KpaiHi®,

CMA (MKX-10 - GI12) simneceno ao “Ilepemiky pinkicaux (ophaHHUX)
3aXBOPIOBaHb, IO MPHU3BOAATH 10 CKOPOUYCHHSI TPHUBAJIOCTI YKHUTTS XBOpHX abo ix
1HBaMiAM3allii Ta A SKMX ICHYIOTh BU3HAHI METOJU JIIKYBaHHS, 3aTBEPJXKEHOTO
nakazom MO3 Vkpainu Big 27.10.2014 Ne7783.

3abesneuenns 0ocmyny nayicHmis, AKi cmpaxcoaroms Ha pioKicHi (opganni)
3aX80PI0GAHHSA, 00 JIKAPCLKUX 3ac00i8, MeOuYHUx 6upobie ma npooyKmis
CReYianbHO20 NIKY8AIbHO20 XAPUY8aHHs € OOHIEI0 i3 CKIadosux «llnany 3axo00is uo0o
peanizayii Konyenyii' po3sumky cucmemu HAOAHHSI MeOUYHOI OONOMO2U NAYIEHMAM,
AKI cmpadxcoaioms Ha pioKicHi (opghanni) 3axeopirosanns, na 2021-2026 poxuy.
Memoro uyiei Kouyenyii € 3meHwenHss cmepmuocmi 8i0 piOKicHuUx (opgharHux)
3aX80PI06AHb, NIOBUUICHHSL AKOCMI HCUMMS NAYIEHMIB, KL CMPANCOAOMb HA PIOKICHI
(opghanni) 3axeoproeanns, winaxom 3abe3nedenHs cnpageodiu8o2o ma piHo2o 00Cmyny
00 AKICHOI MeOUYHOI 00NOMO2U MAKUM NAYIEHMAM, 30KpeMa 00 AKICHUX, eqheKmMUBHUX
ma 6e3neynux 1iKapCcoKux 3aco0is 015 1iKy8aHHs PIOKICHUX (OphaHHUX) 3aX80PI0BAHD,
00 MeoOuuHux eupobie ma NPoOOYKmMIi8 CHeyianrbHo20 NIKY8ANbHO20 XAPY)8AHHS, d
MAaKoHC NCUXON02IUH020 cynpoeody. Mema i yini yici Konyenyii sionosioaroms Llinam
cmanozo pozeumxy na 2016 — 2030 poxu, 3ameeposxcernum Ilopsokom OeHHUM 8 2any3i

2 https://zakon.rada.gov.ua/rada/show/v1832282-22#Text
3 https://zakon.rada.gov.ua/laws/show/z1439-14#Text
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pozeumxy na Camimi OOH, wo 6i06ysca y eepecni 2015 poxy 6 pamkax 70-i cecii
Tenepanvnoi Acambnei OOH®,

3. BHCHOBOK YNOBHOBA:K€HOI'0 OpraHy II0J0 pPe3yJbTATiB NOPiBHAJIbHOI
epexTUBHOCTI (pPe3yJIbTATHBHOCTI), 0e3neKkH, e(PeKTUBHOCTI BHUTPAT Ha
JiKapcbKuMid 3a¢i0 Ta aHAJII3y BIUIMBY HA OKA3HUKH OI0/KETY:

1) 1aHi 00 MPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY):

CMA - 1ne Baxke, IHBaJiIuU3yrO4e 1 HEOE3MEUHE ISl KUTTSA ayTOCOMHO-
pPELECUBHE CIAaJKOBE 3aXBOPIOBAHHS, 110 MPOTIKAE 3 YPAKEHHAM PYXOBUX HEHPOHIB
CIIMHHOTO MO3KY 1 MOPYyIICHHSAM (YHKIIIH PI3HUX OpPraHiB 1 CUCTEM Ta € OCHOBHOIO
TeHETUYHO 00YMOBIIEHOIO IPUYMHOIO CMEPT1 HEMOBJIAT Ta AITEH MOJIOAIIOTO BIKY.

Bcranosinieno, mo CMA oOymoBiieHa 3HHKEHHAM piBHA Outka SMN (mpoTeiny,
110 3a0e31neuye BIKMBaHHS MOTOHEHPOHIB) uepe3 jeellii abo TOYKOB1 MyTallii B reHi
BIDKMBaHHS MOTOHEUpoHIB SMN1 B ek30H1 7, 110 3HAXOUTHCS HA 5-i api XpoMOCOM
5q13°%. V 3mopoBux moaeit ren SMN1 3a6e3neuye MpoayKIilo BCbOrO HEOOXiIHOTro
opranizmy Outka SMN. IIpu CMA, y 3B’s13Ky 3 nowmKopkeHHsAM reny SMN1, opranizm
XBOPOI'0 BUKOPUCTOBYE Jinuie pe3epBHU TeH SMN2, Ha OCHOBI SIKOTO CUHTE3YEThCS
o111 90% HHM3bKOGYHKITIOHATBHOTO HecTablmpHOro Ouky SMN 1 TiUIbKM He3HayHa
KUIBKICTh (PYHKITIOHAJIbHO MOBHOIIIHHOTO Ouky SMN. Jledinut Oinky SMN e
KPUTUYHUM [ BUKUBAHHS MOTOHEMPOHIB 1 HETaTUBHO BIUIMBA€E Ha rnepudepudHi
opranu u TkanuHu. bitok SMN B HOpPMI €KCHpPECYEThCS y BCIX €yKapiOTHUHUX
KJIIITHHAX 1 € IPUCYTHIM SIK Y 1X siapax, Tak 1 B nuToruiazmi. binok SMN BruiuBae Ha
YUCJICHHI KJIITUHHI MPOIIECH: TIATPUMKY IIUTOCKEIIETa i TOMEOCTa3 KIIITHH, yTBOPEHHS
pubonykieonporeiny, crmiaiicuar wmatpuyHoi PHK (MPHK), tpanckpumnmito 1
tpancnopt MPHK, BmwxwuBanHi kmituH Tomo. Tomy mpu CMA cnocrepiraerbcs
CUCTEMHICTh ypakeHHs. Huzbkuil piBeHb Ou1ka SMN mpu3BOAUTH [0 MOPYLICHHS
ctany gk [{THC Tak 1 monepe4HOCMyTacTX 1 AMXaJIbHUX M A31B, MIOKapAa, KICTKOBOI 1
XPSIIOBOI CHCTEMH, KPOBOHOCHUX CYJIMH, IMyHHOI CHCTEMH, TTEUIHKH, TTiILTYHKOBOT
3aJI03M, iIHIIMX BHYTPIIIHIX OpraHis’.

Baxxnuoto ocobmuBicTio CMA € BeUKUH CIIEKTP TSHKKOCTI KIIHIYHUX TPOSBIB
XBOPOOH — Bl MAIOCUMIITOMHUX JOPOCIUX (POPM J0 3aXBOPIOBAHb HOBOHAPOIHKEHHIX
3 HEMUHYYUM, JOHEIaBHA, JIETabHUM MporHo3oM. CMA He CymnpoBOIKYETHCS
KOTHITUBHMMH TIOPYILEHHAME®,

[Tpu CMA po3pi3HstoTh Aekiabka tumiB nepediry. CMA tuny I, abo xBopoba
Bepanira-I'oddmana, manidectye y Bini 70 6 MICALIB, AITH Ay>XKe CI1a0Ki BXKe B MepILi
MICSIIII )KUTTSI, MAlOTh 3HAYH1 TPYIHOIIII 3 TUXAHHSAM 1 KOBTaHHSIM, IIPOTHO3 3a3BUYal
HeratuBHui. CMA II Tuny ne0roTye B AUTSYOMY Billl MK 6 1 18 MicAUgMU, MOXKYTh
cuIiTH 0€3 CTOPOHHBOT JOTIOMOTH, OJTHAK BOHU HIKOJHU HE XOIATh camocTiiiHo. CMA
[T Tuny, mo Takox 3raayeThes ik xBopoba KyrensOepra - Bamiannepa, mae Ou1bIi

4 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text

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

6 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/S09608966010027472via%3Dihub
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M’sikuil TiepeOir, MaHidecTaris 3aXBOPIOBaHHS Ticas 18 MicsIiB, MaIli€eHTH 3aTHI
CUJITH, aJie HE MOXYTh CTOSTH, XoauTH. CMA IV Ty MOYMHAETHCS Y JOPOCIOMY
Bimi. Kimacudikarris marieHTiB 3a TUTIaMUA HE MOKE IIOBHOIO MIpOIO OXapaKTepU3yBaTh
0COOHMBOCTI JTIOAEH, 5K cTpaknaroTh Ha CMA. JlocmiKeHHs TOKa3yIoTh, 110, X04a
1€ 3aXBOPIOBAHHS MAa€ MOHOTEHHE MOXOJPKCHHS, HASIBHICTh 1HIIUX YMHHUKIB, TAKUX
SIK TEHETUYHI 1 HereHEeTHYH1 MOJIU(iKaTOpH, MOXKE OyTH IPUUHUHOIO TOTO, IO MPOSBU
pizHOMaHiTHI*,

OG’exTHBHA OIlIHKA KJIIHIYHUX CHMIITOMIB 1 CTyneHs OOMexeHHsS (Di3udHOi
AKTUBHOCTI ITPOBOJIMTHCS 32 MOTOPHUMH IIKaJIaMH Ta J03BOJIAE€ KUIbKICHO (y 0Oajax)
OIIIHUTH €(EeKTUBHICTh JIKyBaHHS Ta peaOumTaIiiHUX 3aXOJ1B, BKa3aTH 30HU iX
HAWOIMKIOTO PO3BUTKY. Y CBiTI BUKOPHUCTOBYIOTH KiTbKa IIKAN JJISl OLIIHIOBAHHS
pyxoBoi aktuBHOCTI aiteit 31 CMA 11 ta I tumy.

[IIkana owiHKK pyXx0oBOi ()YHKLII TP HEPBOBO-M'SI30BUX 3aXBOPIOBAHHAX (AHTIJI.
32-item Motor Function Measure, MFM32) - BaniioBaHa nikaia Jjisi BAKOPUCTAHHS Y
Malli€HTIB, IO 3/JaTHI CHUIITA Ta 3JaTHI XOAUTH. Jl03BOJIsiE OIIHUTH CTYMiHb
MPOrpeCYBaHHsl 3aXBOPIOBAHHSA, & TAaKOX BHUSBUTH JUHAMIKy Ha (DOH1 JIIKyBaHHS.
[kana MFM-32 Mae 32 myHKTH; BAKOPUCTOBYEThCS y AiTeH 3 6 pokiB (a00 paHiie 3a
YMOBH PO3yMIHHS 1 BUKOHAHHS JUTHHOIO THCTPYKIIiH). [Ilkana MFM or1iHI0o€ BaXXKiCTh
1 TIPOrpecito HEPBOBO-M A30BUX 3aXBOpIoBaHb y 3 gomeHax: D1 - crosHHs Ta
nepemimieHds, D2 - akcianbHa Ta npokcuMainbHa (yHKIis, D3 - nucranbHa pyxoBa
dyuxuis. Cymy 6anie MFM 3a3Buuaii nepetBoprooTh Ha mkaity Big 0 1o 100. 3qoposa
mronauHa Moxke orpumatu 100 6amiB, HatomicTk, marienTy 31 CMA I ta III Tuny 6e3
JKYBaHHS HIKOJIM HE OTPUMYIOTH OIiHKY Buie 70 6aniB. HeBenuki 3MiHU MOTOPHOT
¢dyHK1Ii, oniHeH1 3a mKagoro MFM32, MoxyTh BIAMOBIIATH 3HAYHOMY MOKPAILIEHHIO
a00 3HIKEHHIO 310HOCTI 3/1MCHIOBATH €JIEMEHTapHi Jii 13 caMo0OCIyroByBaHHS
HE3aJIE)KHO BiJ BUXigHOro Oama. 3 orisay Ha nporpecyrounii xapakrtep CMA Ta
CBIJTYEHHS MAIIEHTIB MPO BAXJIMBICTH cTadLII3alii MOTOPHOT PYHKII, cTaduII3alis
pyxoBux (GyHKIIH abo Oyap-ske nodjinmeHHs no MFM32 BBaxkaeTbcsi BaXXJIUBUM
KIIHIYHUM pe3ynbTaToM. [losinimieHHs omiHKM Ha >3 OalliB BBAXKAEThCS 3HAYHUM
KIIHIYHUM JOCSATHEHHSM, BOJHOYac, crabum3aliiss abo0 HEBEIWKE IMOKpaIleHHs
MOTOPHOI (hYHKIII1, 0 BUMIPIOETHCSA 3a JgoroMororo MFM32 (3miHa KiJIbKOCT1 OajiB
3a nepio crocrepekeHHs > (), TaK0X BUCOKO IIHYETHCS.

OyHKIIOHANTBHA pyXxoBa miKkaia XammepemiT (anria. Hammersmith Functional
Motor Scale Expanded, HFMSE), mio ckmamaerscs 3 mkaan HFMS (Hammersmith
Functional Motor Scale) 1 okpemux enemenTiB mkanu GMFM (Gross Motor Function
Measure) BUKOPUCTOBYEThCS TSI OI[IHKH CTYICHSI OOMEXKEHHSI aKTHBHOCTI Y XBOPHUX
31 CMA crapmux 5 pokiB. [llkana cknagaetbcs 3 33 MNYHKTIB JI€ OIIHIOETHCS
MO>KJIMBICTh CAMOCTIMHO TNeEpeBepTaTUCA, CUIITH, TPUMATH TOJOBY, BCTaBaTU Ta
JIATATH 13 TOJIOKEHHSI CUJISIYM, TIOB3aTH, CTOSITH, POOUTH KPOKH, Oiratu i cTpudaTu.
JlocnmipkeHHsT 3 Banmijamii miaTBepkyroTh BukopucTtaHHs HFMSE sk BaxxiuBoro
MOKa3HUKA Pe3yJIbTaTy B KINHIYHUX A0ocTiKeHHIX CMA, OCKIJTbKY OKpeMi eJIeMEHTU

Whttps://www.sciencedirect.com/science/article/abs/pii/S0960896601002747?via%3Dihub
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Ta BHUSBJICHI 3MIHU MarOTh JOCTOBIPHICTH 1 KJIIHIUYHY 3HAYYLIICTh ISl MAI[l€HTIB Ta
oci0, siki 32 HUMU AoraaaoTh. [Ipu npupogaomy nepediry CMA OLiHKH MO il mIKati
JEMOHCTPYIOTh TaKi TEHJCHIIII: y IiTel y Bili A0 5 — 7 pOKiB - 0ai 301IbIIYEThCS, Y
miTeit y Bitl 5 - 7 -15 pokiB - 6an 3HUKYETHCS, Y Billl >15 pOKIB - TeMN 3HIKEHHS
CHOBUIBHIOETBCS, TOKA3HUK CTa0UTI3YEThCS, IO MOXKE BHUKPHUBIATH CIPABKHIO
KapTUHY BIAMOBII HA Tepario.

Moayns ans omiHku BepxHiX KiHIIBOK (aHri. Revised Upper Limb Module,
RULM), BUKOPUCTOBYETHCS IS OLIHIOBAHHS MOTOPHOI (PYHKIIIT BEPXHIX KiHIIIBOK Y
mitedt Ta popocnux 31 CMA, B ToMy 4uClIi IpU NepexoAl 13 aMOyJaTOpPHOIO CTaHy
(3maTH1 XOAUTH) B HEaMOyIaTOpHUI (BTpaTa 34aTHOCTI XOUTH). OLIHIOIOTHCS PYyXHU B
IJICYOBUX Ta JIKTHOBUX CyIyioOax, 3am’sicTky Ta kucti. llkama ckmagaerbes 3 20
O3B, MAaKCUMaIbHO MOXIJIMBA KUIBKICTh OalliB JopiBHIOE 37. IToka3HUKM IIKaIu
B1100paKat0Th YCBIAOMIIEH] (DYHKIIIOHAJIbHI 11 3 MOBCSIKAEHHOTO KUTTS, 1110 MalOTh
KJIIHIYHE 3HAYEHHS JJIS MalI€HTIB, iX OMIKYyHIB Ta KIIHINMUCTIB. Lle - maHimymsmii 3
npeAMeTamMu (BTpUMAaTH YallKy, OJIIBEIb, HAMAIIOBATH JIIHIIO, HATUCHYTH Ha KHOIIKY,
BIIKDUTH IUJTACTUKOBHM KOHTEWHEp), MIAHATTS Ta BIABEIEHHS B CTOPOHY PYKH,
BTpUMaHHs Baru Toimlo. [lamieHTn Ta 0codu, siKi JOTJIAIal0Th 32 HUMH, MOBIIOMUIIH,
[0 HEBEJIMKI TOKpamieHHs Ta ctabimizamis Ha RULM wmaroTh 3HayHWN BIUIMB Ha
MOBCSIK/ICHHE JKUTT.

3 wmemoro npogedenwHs awnanizy cumyayii 6 Ykpaini ma 3anyuyenocmi
nayienmis/ocio, saxi odoensoaromv 3a nayiewmamu i3 CMA II ma Il muny
VNOBHOBANCEHUM OP2AHOM HAOJICIAHO JAuUcCm 3 onumyearvHuxom 0o I pomadcvkoi
cninku  “Opghanni  3axeopiosanns Yxpainu”. 3a pezyrivmamamu onumyeaHHs
n'amuaoysmu nayienmis i3 CMA ma ix pooun ecmanosneno, wjo CMA cunvrno eniusae
HA PYXaugsicmov, camooOCy208Y8aAHHA, 36UHAlHY OUAIbHICMb, Oilb, OUCKOM@opm,
mpusozcy ma oenpecito. [lomouni memoou JniKy8awHs 6i0nogioaroms nompeoam
nayienmis Ha eci 100% i xoua 0imu cmaioms Habazamo CUNbHIWI Nicas NiKY8aHHS,
bamvKu HAOani NpazHymo, wood Oimu Mo2iu CamocmiiuHno cebe 06ciy208y8amu, Mo2iu
pyxamuco ma xooumu. Xeopooo - MoOOUuQiKyroui 1ikapcovKi 3acobu 0aroms npoepec ma
NOKPAWEHHA CUMNIMOMIB Y X80PUX, MOMY OYIKYEMbCA, WO 6Cl NAYIEHMU, AKI MAIOMb
oiacrnoz CMA 6 Yxpaini ompumaromo HanedcHe aiKy8amHsi.

B pamkax HajgaHoOro 3asBHUKOM JIOCb€ Ha MpOBEIEHHsS aepkaBHOI OMT
JKApChKOTO 3acO0y PUCAUILIAM PO3TISAAETHCS IS TIKYBaHHS HAaiBHUX TAIIEHTIB 13
CMA II Tuny Ta HeamOynaTopHux nauieHTiB 1 Tumy.

3asBHUKOM 3a3HA4Y€HO, [0 BU3HAYUTH TOYHY MOIIUPEHICTh Ta 3aXBOPIOBAHICTH
Ha CMA 3a manumu oQiIiiHOT CTATUCTUKU B YKpaiHi HE € MOXKJIMBUM Y 3B’SI3KY 3
00’€THaHHSIM JIaHMX MO JCKUIBKOM 3aXBOPIOBAHHSAM (CHiHalibHA M’si30Ba atpodis,
M’5130B1 IUCTpo@ii Ta 1HIII MIOMaTii) y CTaTUCTUUYHOMY 3BiTi LIeHTpy rpomaachkoro
3n0poB's MO3 VYkpaiHu Npo KOHTUHTEHTH AITeH-1HBaNIAIB BIKOM 110 16 poKiB, siki
MPOKUBAIOTh B pPailloHI OOCIYroBYBaHHS JIIKYBaJIbHO-TIPO(IIAKTUYHOTO 3aKJIamy,
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OyAMHKY AUTHHUA 200 1HTEPHATHOMY 3aKJajl, a TakoxX 3 BiAcyTHicTIo CMA y pemri
CTaTMCTUYHUX 3BiTiB LleHTpy rpomaacekoro 310pos's MO3 Vkpainu'!,

[Ipote B YkpaiHi icHye Heaep:kaBHHUM peecTp xBopux Ha CMA, sikuii BeAeTbCs
miJ erigor XapkiBchkoro Omaromiiaoro ¢oumy «/lita 31 CMA» (mani — Xb® «/litu
31 CMA»). Metoto ¢oHAy € crmiBmpars 3 ACpKaBHUMH OpraHamu JjIs HaJlaHHS
MEJUYHOI JIOMIOMOTH, MIATPUMKH BHUKOHAHHS 3akoHy YKpaiHM Tpo PpiJAKICHI
3aXBOPIOBAHHS B YACTUHI CTBOPEHHSI PEECTPIB MAII€HTIB, CIPUSHHA YMOB JOTJISAY Ta
JKYBaHHS XBOPHUX, PO3POOKH CTaHJAPTIB MEAUYHOIO OOCIIYyTOBYBaHHS.

Jlns  BU3HAUCGHHS IIUJIbOBOI TMOMYJIAIIl BIAMOBIAHO JO TIOKa3aHHS IS
3aCTOCYBaHHS, 3a SKUM IIOJaBaJIOCh JOCKE, 3aIBHUKOM OYJI0 3p00JIeHO ODIIliiHMIMA
3amuT 10 GoHay. 3anuT Oyino chopMOBaHO TaKUM YHHOM, 100 MOOAYNTH AUHAMIKY
3MIHU KiIbKOCTI nauieHTiB 3 aiarHo3zoM CMA II tuny ta CMA Il tumy npoTsrom
OCTAaHHIX 5-TH POKIB, KUIbKICTh MAI[I€HTIB, SIKUM BII€pIIe OYJI0 BCTAHOBIIEHO J[1arHO3
Ta CMEPTHICTh Yy BIJINOBIIHUX TpynHax, II0 HaBeJIeHO B Tabiml 1.

Taoauus 1. [lommpeHicTh, 3aXBOPIOBAHICTh Ta CMEPTHICTH NanieHTiB 13 CMA 11
ta [II Ty

Kpurepiit Poxn
2018 2019 2020 2021 2022
KinpkicTh mamieHTiB, mo MaroTh 11 turm 77 95 117 127 139
KisbKicTh Mali€eHTiB, SIKUM BIIepie BCTaHOBJIEHO aiarHo3 CMA 11 5 4 9 4 3
THII
Kisnpkicth nauientis 3 I Tunom, 1o nomepnu BHaCIII0K 1 2 1 0 0
3aXBOPIOBAHHSI
KinpkicTs namieHTiB, mo Maroth 111 tum 18 26 44 55 64
KinmbKicTh MaIieHTiB, IKUM BIIepIe BcTaHOBICHO niarHo3 CMA 111 1 6 7 6 3
THII
Kinpkicth nauientis 3 I1I Timom, 1mo nomepiu BHACTIIOK 0 0 0 0 0
3aXBOPIOBAHHSI

JUis moNaiblioro po3paxyHKy MOTpeOM OXOPOHU 3I0pOB'st B 3asBICHOMY
JKapchbKOMY 3ac001 3 ypaxyBaHHSM BHU3HAUYEHOI I1JIbOBOI MOIMYJISLI], a caMe HaiBHI
nanieHTy 13 CMA Il tuny ta HeamOynaropsi namientu i3 CMA 11l tuny, 3asBHUKOM
BpaxoBaHO HACTYIIHE:

- KUTBbKICTh MAII€HTIB B YKpaiHi, sIKI OTPUMYIOTh HYCIHEPCEH, 110 CTAHOBUTH 35
nanieHTiB 13 CMA II Ta III TumiB, 3a nanumu qupexropa 13 "YikpaiHChKuil MeTnUHUN
LEHTp peaduiTallii AiTeil 3 opraHiYHUM ypaX€HHSIM HEpBOBO1 cucTeMu MiHicTepcTBa
OXOpOHH 370pOB'a YKpaiHu';

1 http://medstat.gov.ua/ukr/statdan.html
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- IPUIYIIEHHS [IOJ0 CTPYKTYPH PO3MOAUTY TMAI€HTIB, L0 OTPUMYIOTh
HyciHepceH, BianoBigHo A0 Ty CMA 3a nannmu gociimpkeradas SUNFISH gactrna
2, IIT0 CTAaHOBUTbH - CMA II Tuny Ta - CMA III tuny. KitbKiCTh MAIli€HTIB, SIKUM
nokazana teparist pucaumiamom i3 CMA Il tuny - 114 namientis, i3 CMA I tuny -
54 narieHTy.

- KUIbKicTh HOBUX XBopuX 13 CMA I ta III Tunis Ha 2023-2027 pp., Ha OCHOBI
CaMOCTIITHO TPOBEJIEHOTO IMPOTHO3Y HAPOJKYBAHOCTI B YKpaiHi Ha OCHOBI JIaHUX
Jlep>kaBHOI CITyOM CTaTUCTUKH Ta CBITOBUX JaHUX 00 YaCTOTU BUHUKHEHHSI CMA
11 ta III Tuny?*?;

- kutbkicTh marieHTiB 13 CMA III tumy, siki BTpaTtuiau amOynaTopHUM cTaTyc,
TOOTO BTpaTWiIM 37aTHICT, xomutu (aHri. loss of ambulation), 3a mganuMu
nocmimxenns Bladen and al.,'®* nposenenomy Ha mincTasi maHux 24 HaioHANIBHUX
PEECTPIB 3 OXOIUIEHHAM yKpaiHchbkux mnamieHTiB 13 CMA III tuny. Beranoneno, 1o
st YKpaiHu MeJllaHa BTpaTH aMOyJIaToOpHOCTI CTaHOBUTH 40 MICALIB Bl MOYATKY
XBOpOOM, cepeiHIN BIK BTpaTH aMOyJIaTOPHOCTI — 9 POKIB.

3asBHUKOM 3a3Ha4eHo, 110 3a JanuMu Xb®d “/litn i3 CMA” 3 2018 no 2022 poku
HE 3ape€eCcTPOBAHO NAIIEHTIB, K1 momepsiu BHachiiok CMA 11l tTuny. Takox 3assBHUKOM
3a3HA4YE€HO, IO JUIsl MPOTHO3Y cMepTHOCTI y KoropTi mamieHTiB CMA Il tumy Oymno
NPUIHATO PIIICHHS! BUKOPUCTATH MATPHUIIIO BIPOTITHOCTI CTaHIB 3 Mojesl Mapkosa.

OT1xe, po3paxyHOK IIJILOBOI KOTOPTH, a came HaiBHI namieHT i3 CMA Il tuny Ta
HeamOymnaTopaum CMA 111 Turom, HaBeieHU B TabIuUI 2.

Ta6auus 2. Po3paxyHok moTpeOr 0XOpOHH 310POB'S B 3asIBJICHOMY JIIKAPCHKOMY
3aco01

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

12 https://ojrd.biomedcentral.com/articles/10.1186/s13023-017-0671-8
13 https://pubmed.ncbi.nlm.nih.gov/24162038/
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Vnosnosasicenum opeanom 0ye nposedenutl eepuixayitinuti auaniz wooo
PO3DAXYHKY NOmMpedu OXOpOHU 300p08's 8 3aA61eHOMY JNIKApPCbKoOMYy 3acobi 07
BU3HAYEHOI 3AA8HUKOM YINb0OBOI NONYaayii 610N0BIOHO 00 PeKOMeHOAayilti HACMAHOBU
“/lepacasna oyinka meouunux mexronoziti” CT-H MO3Y 42-9.1:23, 3ameep0oaicenoi
Haxazom MO3 Ykpainu 6i0 06.10.2023 Ne 1741 (dani - Hacmanosa) ma 6cmanoéieHo
HacmynHe. Bpaxosyrouu me, wo 3a oanumu Llenmpy epomadcvkoco 300pos's MO3
Vikpainu oocmynmui 06’€onani 0aui wo0o cniHanbHoi M 130801 ampoii, M 43068uUx
oucmpo@ii ma iHwux mionamini 0ns Oimeu 00 16 poKig, WO YHEMONCIUBTIOE
suokpemnents kinbkocmi nayienmis i3 CMA, 3oxpema i3 CMA II ma Il munis,
BUKOPUCAHHS 3ASIBHUKOM HNOKA3HUKIE nowupenocmi 3a oavumu XbBD “/limu i3
CMA ", npocno3ysants 3ax80p6aHOCMI 3a C8IMOBUMU OaHUMU I [epacasHoi cityscou
cmamucmuku YKkpainu ma 6paxy8anHs NOKA3HUKA CMEPMHOCMI HA emani auanisy
BNIIUBY HA OI00JHCEM € NPUIHAMHUMU.

11i0 yac nposedenns ¢haxoeoi excnepmuszu YNOGHOBANCEHUM OP2SAHOM OYau
Haoicnaui qucmu 00 KIiHIYHUX haxieyie 3 memoro eepugikayii iHgopmayii w000
esmpamu amodyramopnozo cmamycy y nayienmie i3 CMA Il muny ma 8ionogiono
CepedHbo20  BIKY NOYAMK)Y 3ACMOCYBAHHA  XBOPODOO-MOOUQiKyrouoi  mepanii.
Cneyianicmu KHII “Kuiscvka micoka oumsaua kiiniuna aikapusa Nel ” 3a3navunu, wo
cepeonitl 8ik nouamky nputiomy pucouniamy nayieumamu i3 CMA 1l ma Il muny - 5
pokie. Daxisyi Hayionanvnoi oumsauoi cneyianizosanoi nikapui “Oxmamoum”™
(HACJI  “Oxmamoum” MO3 Vkpainu) iomimunu, wo Ha cbo2oO0Hi 6 YKpaiHi
siocymuiu oiyivinuti peecmp nayicumis i3 CMA, mooic i nosuwoyinna ingopmayis
woo0o nouamxy mepanii 8 YKkpaini Ha cb0200HI 8i10cymHsl. Bionosiono 0o c8imogoco
00cgidy, cmapm mepanii 8i00Y8AEMbC MAKCUMAILHO WBUOKO 610 NOCMAHOBKU
0iazHo3y | 3a OAHUMU MIJICHAPOOHUX NYONIKAYil ye 8 NPOMINCKY 8i0 2 00 25 poKis.

Omorce, YNOBHOBANCEHUN OpeaH NpUlMae O00paHull 3a16HUKOM NIOXIO 00
PO3PaxyHKy nompeodu oXopoHu 300p0o8'si & 3asa61eHOM) NIKAPCbKOMY 3acobi, npome
gapmo 3aysadicumu, wo nompeba OXOPOHU 300pP08'st 6 3As6NeHOMY NIKAPCbKOMY
3acobi, po3paxosama  3AA6HUKOM,  3ATUUAEMbCSA  OPIEHMOBHOIO,  OCKIIbKU
cmamucmuyHi oawi came nayieumis i3 CMA 6 Yxpaini eiocymmi.

2) nma”Hi 1mOA0 JAOCTOBIPHOCTI pe3yJbTATIB MNOPIBHAJBHOI KJIHIYHOL
epexTMBHOCTI Ta Oe3leKkW 3afBJIEHOr0 JIKapcbKoro 3acody. Omnmc
(mpencraBiieHHs) 3a3HAYEHUX Pe3yJIbTATIB;

BiamoBinHo mo iHdoOpMmarii B AOCHE IMIOAO 3asBICHOTO JIKAPCHKOTO 3ac00y
BHBYAJIUCH:

Honyasimis (P, population): naiui namientn i3 CMA II tuny ta CMA
HeamOynaTopHoro III Tuny Thmy €BponeoiHo1 pacu BIKOM BiJl 2 POKIB.

Brpyuanns (I, intervention): mikapcekuii 3aci®6 pucnumiam (risdiplam)
MOPOIIOK JJIsi OPAJIBHOTO PO34YMHY; | Misiika MiCTUTh MICTUTH 60 Mr pucaumiamy; 1
MJT BITHOBJICHOTO PO3YHMHY MicTUTH 0,75 MT pucaumiamy.

Kommnaparop (C, comparator):

1) HaWKpaIla miaTpuMyroJa Teparrisi;
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2) HycinepceH (1 mu Mictuth 2,4 Mr HyciHepceHy, | ¢uakon mo 5 mut 12 mMr
HyCiHepceHy, opma BHUIYCKYy — PO3YMH JJSl 1H €KL, BBOJUTHCS IHTPATEKAIbHO
00JIFOCHO TIPOTATOM 1 — 3 XBUIIHH)

KinueBi Touku (O, outcomes): MoKasHUKA MOTOPHOI (PYHKITIi 3a HIKAJIAMU:
OLIIHKK PYXOBOi (PyHKIII HpH HEPBOBO-M'S30BHX 3aXBOPIOBaHHAX (aHria. 32-item
Motor Function Measure, MFM32), Momys 1isi OLIHKK BEPXHIX KIHI[IBOK (QHIJI.
Revised Upper Limb Module, RULM), ¢yHKIioHaIbHOT pyX0BOi mKaaiu XaMMepCMIT
(anrn. Hammersmith Functional Motor Scale Expanded, HFMSE). He6axani siBuina,
BiJIMiHA TIpernapary.

[Ipu oOrpyHTyBaHHI BUOOpPY KOMITapaTopa 3asiBHUKOM 3a3HAu€HO, IO 3T1JIHO 3
MixHapOAHUMH PEKOMEHJIAIISIMUA Ta CBITOBOIO KJIIHIYHOIO MPAKTHKOIO, JIIKYBaHHS
nauieHTiB 13 CMA II Ta III Tumy mnossrae y BUKOPUCTaHHI €TIOMATOI€HETHYHHUX
XBOPOOO-MOAN(IKYIOUHX JIKAPCHKUX 3aC001B Ta MIATPUMYIOUOI TEPAIii pa3oM.

3asiBHUKOM OYJI0 HAJIaHO JIMCT BiJ] KIIIHIYHUX (DaxiBIIB Y KpaiHChKOTO METUYHOTO
LEHTpY peaOuriTanii AITEd 3 OpPraHiuHUMH YpaK€HHAMH HepBOBOi cucremu MO3
VYkpainu, B SKOMY 3a3HAU€HO, 1110 Ha MiJICTaBl BJACHOIO JOCBIAY Ta aHATI3y OCBIAY
KOJIEr 3 IHIIMX pPErioHiB, MOXHa 3pOOMTH BUCHOBOK, 110 HAOUIBLI BXHUBAaHOIO
Mean4yHO TexHosoriero JikyBanHs CMA II Tta Il tumiB B peanpHid KIIHIYHINA
OpakTUIll B VYKpaiHi € BUKOPUCTAHHS MYJbTUIUCHUIUIIHAPHOI JOTMOMOTH Ta
HaWKpamoi miATpUMYIO4Oi Teparii, 0 BKJIOYae B ce0e KOHTPOJIb CUMITOMATHKH,
npodiIaKTUKY YCKJIagHEHb pa3oM 13 3a0e3MeYeHHSM ICUXOJOTIYHOI MATPUMKHU 1
COLIIAJILHOTO CYIPOBOJY 1 € OCHOBOIO ISl JOCSTHEHHS XOPOIIOi SKOCTI kUTTA. [IpoTe
niaTpumytoda teparis npu CMA He Moke 3MIHUTH CTaH OCHOBHOTO 3aXBOPIOBAHHS 1
Mae Jy>)ke OOMEXEHHMI BIUIMB Ha IMOKpalIeHHS pyXOoBUX (YyHKIINA abo B3arami He
BIUTMBA€E HA HHOTO.

B Toif ke yac Ha ChOTOJHI JIIKApPChKUM 3aci0 HYCIHEPCEH 3apeecTpOBAaHO B
VYkpaini Ta OyB 3aKyIJIeHUN 3a OI0JPKETHI KOIITH JJIs JIIKyBaHHsI NalieHTiB 13 CMA y
M. KuiB. 3a indopmariero, Hananoro KHIT «KuiBcbka MichbKa JuTsAYa KII1HIYHA JTIKApHS
Nel» 3a mporpamoro «310poB'ss KusiH», mounHarouu 3 Juctonana 2021 poky Ta
YaCTKOBO IUISIXOM TyMmaHiTapHoi gomomoru y 2022 poiri, mpenapatr HyCiHEpCEH
orpumyBaino 9 mireir (24% Bix 3aranbHOi KiTbKOCTI marieHTiB 13 CMA y M.Kuis).
02.05.2023 omy6aikoBaHO BHCHOBOK yMOBHOBa)XEHOTO OPraHy 3 JEP>KaBHOI OILIHKH
MEIUYHUX TEXHOJOTIM I JIIKApChKOro 3aco0y HYCIHEpPCEH, JIe PEKOMEH]IOBAHO
PO3MISHYTH MOKJIMBICTh TIPOBEICHHS TEPEroBOPIB MO0 JOTOBOPIB KEPOBAHOTO
noctymy. Jlikapcbkuit 3aci0 HYCIHEPCEH B)KE€ aKTUBHO BHKOPUCTOBYETHCS B CBITOBIN
KJIIHIYHIA MPAKTHIIl Ta MijIsrae peiMOypceaitiii B pi3sHUX KpaiHax.

Takum ymHOM, Oepyuu A0 yBaru KIIHIYHY NPAKTUKY B YKpaiHi Ta B CBITI,
3asIBHUKOM OyJI0 0OpaHO AJis KIIIHIYHOTO Ta (PApMaKOEKOHOMIYHOTO aHalli3y Bl
HACTYNMHI MEAWYHI TEXHOJIOrli TMOpiBHSAHHA: kommaparop Nel - Haiikpaina
nigTpuMytoda Tepamis; kommnapatop Ne2 - mikapchKuii 3aci0 HyClHEpPCEH.

Vnoenosasicenum opeanom nposedeno  gepuikayitinuti  ananiz - ubOpy
KoMnapamopie 8ionosiono 0o pexomeroayiti Hacmanou ma 6Cmano6ieHo HacmynHe.

10
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Ha momenm nposedenns oeporcasnoi OMT giocymui 3ameepodiceni cmanoapmu
MeOUYHOI OOnoMo2u, YUHHUL VHIQIKosanuu KiiHiuHul npomokoa nikysaunns CMA &
Vikpaini. Bionosiono 0o pexomenoayiti Hayionanbno2o KOHCEHCYCYy U000
OiaeHOCMUKY, NIKY8AHHA Ma NPOQINIaKmuKy cnaokosux Hep8oso - M's1308ux po3nadis,
wo pospobaeni 3a iniyiamuseoro boneapcbkoco mosapucmea Hepeo8o-m's1308ux
3axeopioeanb ma boneapcvkoco mosapucmea oumsauoi Heponoezii, ncuxiampii ma
ncuxonoeii pozsumky, 2021 (National consensus on diagnosis, treatment and
prevention of hereditary neuromuscular disorders, 2021'*) ona aikysanus nayienmis
i3 CMA y ceimi € mpu aikapcbKux 3acobu: oHaceMHo2eH abenap8oset, HyciHepceH ma
pucouniam. B moii oce uac, 32iono pexomenoayiu KepisHuymea 00 MidkCHAPOOHUX
cmanoapmig nikyeanus CMA, 2017 (A Guide to the 2017 International Standards of
Care for SMAY), nesaneacno 6i0 mozo wu ompumye nayieum MmeoOuUKAMEHMO3HE
JIKYBAHHS, HAUKpAWa NIOMpUMyoya mepanis € 0CHO8010 0 00CASHEHHs HAUKpawoi
MOJNCIUBOL AKOCMI HCUMML.

3a oanumu oeparcasrHoco peccmpy MKApCoKUX 3acodie 8 Yxpaini 3apeccmposano
2 nikapcuvKux 3acobu, a came pucouniam ma HyciHepceH OJisl TIKYS8AHH NAYIEHMIE i3
CMA. Bionosiono 0o nakazy MO3 Vkpainu 6io 20.10.2023 Ne 1837 "llpo eénecenns
3miHu 00 Haka3y Minicmepcmea oxoponu 300pog’a Yipainu 6io 12 nucmonaoa 2021
poky Ne 2521" nynkmom 1 Haxa3zy nepedbaueno ymeopenms nepe2o8opHoi epynu 3
nUManb 002080pi8 KepoBAHO20 0OCMYNY Ma NOYAMOK NPOBEOEHHs Nepe2o8opie Ol
JIIKAPCbK0o20 3aco0y HyCiHepCeH.

YV 6i0nosiov na nucm-zanum ynoeHoeax)ceno2o 0opeany 00 3aKiadié O0XOPOHU
300po6’s Kkniniuni axieyi [V “Incmumym ueeponoeii, ncuxiampii ma Hapxonoeii
Hayionanvnoi axaoemii meouunux wuayxk Yxkpainu”, HICJI “Oxmamoum” MO3
Vipainu ma KHII “Kuiscbka micoka oumsada KiiHiyna aikapua Nel ” 3azuauaromo, wjo
Marmv 00C8I0 3aCMOCYB8AHHIL 080X JIIKAPCLKUX 3ac00i6 pucouniam ma HycinepceH. Ha
0ymKy ¢axisyie JIY “Incmumym nesponoeii, ncuxiampii ma Hapkonoeii HayionanvHoi
akademii MeouuHux Hayk Ykpainu’, cymmeeow nepesacord PUcouniamy €
NepopanbHull ULISIX 88€0€HHs, WO OYHce CNPOWYE GUPIULEHHS K MEOUYHUX, MAaK 1
opeauizayiunux numans. B moil oce uac, b6acamo xeopux abo ix RNiKIY8ANbHUKIG
Haoarme nepeeazy HyciHepceHy, OCKiLIbKU iH He NOmpedye WOOEHHO20 BHCUBAHHS |
oompumanHs ymos 36epicannsn eooma. 3a oanumu gaxisyie H/[CJI “Oxmamoum” 6
Vipaini nixysanns CMA pucouniamom ma HyciHepceHoM 0Y10 po3nouamo GJimky
2020 poky: HyciHepceH 3a KOULMU Micyesux 000xcemis, pucouniam 3a npocpamoro
PaHHb020 oocmyny 0o nikyeauus “Jliku 3i cnisuymmsa”. Hapasi eubip npenapamy @
Vipaini 3anexcums cymo 6i0 oocmynHocmi 00 JiKY8AHHA MA CHPOMONCHOCHI
3aKynieens.

3a oanumu enekmponHoi cucmemu nyOIYHUX 3aKynigens Prozorro ecmanosneno,
wo cmanom Ha 2021 pix [lenapmamenmom oxXopoHu 300p08'si BUKOHABHO2O OP2SAHY
Kuiscoxoi micoxoi paou 6yno 3axynieno 21 ¢onaxkon wuycinepceny, y 2022 poyi - 16

Yhttp://www.nevrologiabg.com/wp-content/uploads/2020/04/National-consensus-on-diagnosis-treatment-and-prevention-of-hereditary-
neuromuscular-disorders.pdf
15 https://www.treatsma. uk/wp-content/uploads/2019/07/A-Guide-to-the-2017- International-Standards-of-Care-for-SMA. pdf

11



Pucounnam ons nikysanns naignux nayicnmie 5q-acoyitiosanoi cninanvhoi m s3060i ampogii Il muny ma neambyramopnozo 111 muny, 12.03.2024

@aaxonis, 6 2023 pouyi - 15 ¢aaxonise 3a nanpsamom “Jlikapcwvki 3acodu 01 X80pux Ha
CniHanbHy m'a308y ampoghiio”

3a pe3yrbmamamu npogeoeHo2o aHanizy 6CMAHOBIEHO, W0 HAUKpAwa
niompumyroua mepanisi € NOMOYHOK NPAKMUKOIO JIIKV8AHHS mad HAuOIbul
NpUsHaA4y8amor mepanicro 6 YKpaini, 6 mou Jice Yac HyciHepceH Hapasi
3aCcmoco8yeEmMbCsl y HegeauKkoi Kilbkocmi nayieumie 8 Ykpaini. Omoice, 8paxogyoyu
8UWeCKA3aHe, YNOBHOBANCEHULl Op2aH B8aANCAE NPUUHAMHUM BUOID HAUKPAUWoi
nIOMpUMYI040i mepanii K OCHO8HO20 KOMNApamopa ma 8ubip HycinepceHy 8 pamKax
000amK08020  AHANI3Y KIIHIYHOI eghekmusnocmi, Oe3neku ma eKOHOMIUHOL
OOUIIbHOCIMI.

Indopmania mogo mOpiBHAVIbHOI KJIHIYHOI edeKTHBHOCTI Ta Oe3neKku
3asIBJICHOI0 JIIKAPCHKOI0 32c00y HAIaHA B 10CHE:

Sk 3a3Ha4Ye€HO B JIOCKE, JUIsl MPOBEACHHS MOPIBHSIHHS KIIHIYHOI €()EKTHBHOCTI
JKAapChKOro 3aco0y pUCIUILIaM 3 HAHKPal[Ok MiATPUMYIOUYOKO TEPAIIEI0 Y NAI[IEHTIB
31 CMA 1II Ta mHneamOynaropHoro III TumiB BUKOpPUCTAHO pe3yJbTaTH
0araToleHTpOBOrO, ITOIBIHOTO CJIIIIOTO, PaHIOMI30BaHOTO, Iareoo-
KoHTpoJsiboBaHoro, ¢aszu III mocmimxenns SUNFISH wactuna 2, NCT02908685
(my6urikanii Mercuri et al., 2022 ta Oskoui et al., 2023%7).

Hocmimxennss SUNFISH uactuna 2 (my6umikamist Mercuri et al., 2022) 111 ¢a3zu
Oysi0 GaraTolEeHTPOBUM, PaHIOMI30BaHUM, IUIAIle00-KOHTPOJILOBAHUM Ta MOJIBIMHO
3aCIIIUICHUM. Y4YaCHUKaMU JIOCTIPKeHHs OyJU MaIllieHTH BiKOM Bija 2 710 25 pOKiB 13
reHeTH4HO miATBepKeHoto 5q-CMA. [lanientu Oynu HeamOynaTopHuMH (TOOTO HE
MOTJIM XOJUTH 06€3 CTOPOHHKOI ToroMoru Ha >10 M); MOTJTIM caMOCTIMHO cuiTH (6an
>]1 3a myHKTOM 9 BHMIpIOBaHHS 3a IIKalOw MOTOpHUX ¢GyHKUiH MFM32); 3a
MIITPUMKA OfHI€T a00 JBOX BEPXHIX KIHIIBOK 30epiratd CHASYE TOJIOKEHHS
MPOTIArOM 5 CeKyHJ; Majld NMpHHAMHI 2 0any y BXIJTHOMY MYHKTI MOAM(IKOBAHOI
mkanu RULM (to6To morau nigHecty 1 ado 2 pyku 10 poTa, aje He MOTJIU MITHATH
200 r Barm [0 poOTa), Majgd HEraTUBHUWA TECT Ha BariTHICTb 1 MOTOAMIIKCH
JOTPUMYBATUCh 3aXOJIIB IIOJO0 3amoOiraHHs BariTHOCTI. KpuTepiiB BHUKITIOUEHHS,
MOB'SI3aHUX 13 CTYNEHEM CKOJII03Yy, KOHTpPaKTypamH, MiATPUMKOIO TOAYBaHHS abo
HEIHBA3MBHOIO BEHTWJIALIEI0 He Oyno. [lamienTn Oynu BUKIIOYEHI 3 JOCIIDKCHHS,
AKII0 BOHU oTpuMmyBaiu SMN2-tapreTHy Teparmito abo reHHy Tepamito. BinmosigHo
710 TIPOTOKOJTY, BCl MAIlI€EHTH JOTPUMYBAJIUCh YHNHHUX MDKHAPOJHUX PEKOMEHIAIN
1010 Koy narieHTiB i3 CMA.

YyacHuKkM OynM BUMAAKOBUM YHHOM pO3MOJUICHI i OTpUMaHHA alo
pucauruiamy abo tiare6o (B cmiBBigHOIIeHH] 2:1) 1 cTpaTudikoBaHi 3a BikoM (y BiIli
2-5 pokiB, 6-11 pokiB, 12-17 poxkiB 1 18-25 pokiB) 32 1OMOMOTOI KOMIT'FOTEPU30BAHOT
1HTepaKTUBHOI (aBTOMATU30BaHO1) CUCTEMH BinoBiai. PangomizoBano 180 mariieHTiB,
3 HuX 120 maifieHTiB B rpyny pucaumiamy ta 60 naiieHTiB B Ipyiy miameoo.

16 https://pubmed.nchi.nim.nih.gov/34942136/
17 https://link.springer.com/article/10.1007/s00415-023-11560-1
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JlochipkeHHsT Mallo OAHY MEpPBUHHY KIHIIEBY TOYKY Ta IIICTh KIFOYOBHUX
BTOPUHHUX KIHIIEBUX TOYOK, III0 PA30M YIOPSIIKOBAHI Y IIICTh CiMEHCTB (aHrd. family)
11 3a0€3MeYeHHS 1EpapXi1YHOr0 CTATUCTUYHOTO aHATi3Yy.

[TepBuHHa KiHIIeBa TOUYKa (cimMeicTBO 1) - 3MiHa Bij 0a30BOTO piBHSA y Oayiax 3a
MFM32 na 12 micsui 1y pucauIuiaMmy y HOpiBHSHHI 3 11aie0o (BUIIi 0aiy BKa3yloTh
Ha Kpamnry pyxoBy ¢yHKIio). MFM32 wmictute 3 gomenu: D1 - crosHHA Ta
nepemimieHs, D2 - akcianbHa Ta npokcuManbHa (GyHKIs, D3 - aucranbHa pyxosa
byHKIIIS.

BTopuHHUMU KiHIIEBUMHU TOUYKaMU OYIIH:

- YacTKa MAalll€HTIB, SIKI JOCSTIIM 3MiHU BiJl 6a30Boro piBHs y Oanax 3a MFM32
Ha > 3 Ha 12 micsi [t pucAuIIIaMy y OpiBHSAHHI 3 Tuiane6o (ciMeicTBo 2);

- 3MiHa BiJ1 0a30Boro piBHA y 0anax 3a RULM Ha 12 micsup 11 pucauiuiamy y
MOPIBHSIHHI 3 11a11e00 (CiMencTBO 3);

- 3MiHa B1J 0a30Boro piBHi y 6anax 3a HFMSE na 12 micsui ang pucauminamy y
MOPIBHSAHHI 3 Iane0o0, a TaKoXK 3MiHA BiJl 0a30BOr0 HAWKpAaIIOTO BIJICOTKOBOTO
MIPOTHO30BAHOIO 3HAYEHHS B (POopcoBaHiil KUTTEBIM eMHOCTI JiereHb (DXKEIT) Ha 12
MICSIIII 111 pUCAUILIaMY Y TOPIBHSHHI 3 IU1a1e00 (CIMEUCTBO 4);

- 3MiHa BiJ 6a30BOro piBHS y Oanax mo mkam HezanexHocti CMA (anrin, SMA
Independence Scale, SMAIS, noimomieHil AOrIsaaIbHUKAMU/TAIl€EHTaMH, Ha 12
MICSAIIl JIJISl pUCITUTIIIAaMY Y TIOPIBHSIHHI 3 11a1e0o (CIMencTBo 5);

- YaCTKAa MAIlIEHTIB, OI[IHEHUX KJIIHIIIUCTOM SIK TAKHX, 1110 MAIOTh MOKPAIEHH, 32
MIKAJOK KJIIHIYHOrO 3arajibHoro BpaxkeHHs mpo 3Minu (aHri. Clinical Global
Impression of Change, CGI-C) Ha 12-My Micsii uisi pUCAUILIAMy Y TOPIBHSHHI 3
mane6o (ciMencTBo 6).

Pe3yabTaTu n0caigKeHHst

Pe3ynbTaT mepBHHHOI KiHIEBOI TOYKM I0Ka3aB, IO CEPEOHS PI3HULS MIX
3arajgpHUM OasioM 3a mkanoro MFM32 Ha nouatky gociikeHHs Ta yepe3 12 micsuiB,
o04YrclieHa METOJIOM HANMEHIINX KBaJapaTiB CTaHOBUJIA

Pe3ynpTaTi BTOPMHHUX KiHIEBHUX TOYOK Ha 12 MicSIb TOCTIKESHHS HAaBEICHI
B Ta0IMI 3.

Ta6auus 3. Pe3yabTaTi BTOpUHHUX KIHIIEBUX TOYOK HA 12 MICSIIH JOCIIKEHHS

Kinmesa Touka Pucaunnam [Tnane6o (n=60) Piznunsg mixx rpynamu abo
(n=120) OR (95% CI)

3MI1HOIO Oasa 3a
mkainor MFM32 > 3
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OJIMHUII Bl 0a30BOro
piBHS

3minHa Bijg 6a30BOTO
piBHS y Oamax 3a
RULM

3MiHa Bijg 0a30BOro

piBHS y Oanax 3a
HFMSE

3miHa Bijg 6a30BOTO
piBHS y Oamax 3a
SMAIS

3MiHa Bijg 0a30BOro
HaKpauoro
BIJICOTKOBOT'O
MIPOTHO30BAHOTO
3HaueHHsa OXKCIT*

O11iHKa 3a MIKAJIOI0
CGI-C

* oyinxa 6yna npoeedena 01 nayicumie > 6 poxie

3asiBHUKOM 3a3Ha4€HO, 10 OYJIU IOCATHYTI 3HAaYHI pe3yJbTaTH, 10 CBAYATh Ha
KOPHUCTh PUCAMILIAMY ISl TIEPIIUX JIBOX 13 MIECTHU KIIIOUOBUX BTOPHUHHHX KIHIIEBHX
TOYOK B 1€papXiuHOMY T€CTyBaHHI (TOOTO ciMelcTBa 2 1 cimericTBa 3). buibia yacTka
oci0 y rpyni pucAauIuiaMmy Majia MOKpalleHHs 3araibHoro nokasHuka MFM32 na > 3
OamB Big 0a30BOro piBHA, HDK Yy TIpynl miane6o. 3HayHa PI3HULS TaKOX
cnocrepiraiacsi y 3MiHI Bijg 0a3oBoro piBHsf y Oamax 3a RULM Mix rpynamu
pucauruiaMmy Tta rane6o. s cepennpoi 3Minu Bif 6a30Boro piBHA y 6anax 3a HFMSE
HE CIOCTEpIranocs CTaTUCTUYHO JIOCTOBIPHOI PI3HMII MK Tpymamu, 0OYHCICHOTO
METOJIOM HalMEHIIMX KBajapariB. HesnHauHe 3MEHIIIEHHS HAWKPAaIoro BiJICOTKOBOIO
nporHo3oBanoro 3HaueHHs OXKEJI na 12-my micini crioctepiraigocst B 000X rpyrmax,
OJIHAK CTaTUCTUYHOI PI3HUIIl MK TpylaMu pUCIUILiamy 1 manedo He Oymno. Tum He
MEHII, y TPYIl PUCAUILIAMY BiIMIYAJIOCh CYTTEBE MOKpPAILEHHS PIBHS 3a IIKAJIOIO
SMALIS, mipo sike MOB1IOMJISUITH JOTJISAAIbHUKY Ta MAIIEHTH, TIOPIBHSHO 31 3HIHKCHHSIM
OaniB B rpyni miane0o. bisbllla yacTka Mami€eHTiB y TPYIl PUCIUILIAMY MMOKpAaIia
rio0anbHe 3710poB's, BuMipsiHe 3a mkainoto CGI-C nix y rpymi miaieoo.

B nocke Takox HamaHi pe3ynbratu gociimkendss SUNFISH wactunu 2 yepes 24
MicCsILli crocTepeXkeHHs, mo onucani B my6mikamii Oskoui et al., 20238, Ilicna
3aBepIieHHs 12-MicIYyHOro MepioAy BCl MaIlieHTH Oy MepeBe/ICH] Ha PUCIUILIAM y
3acmituieHoMy pexumi. J[iig mamieHTiB, SKi CIOYAaTKy MpUHAMaId pUCIUILIAM,

18 https://link.springer.com/article/10.1007/s00415-023-11560-1
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pesynbTaté Ha 12, 18 1 24 wmicsami Oynu migcymoBaHi. /[ maiieHTiB, fKi CIOYaTKY
OTPUMYBAJIK TUIANE00, CKOPUTOBAHUN BUXIIHUN pPiBEHb (BU3HAUYEHUH SIK OCTAHHE
BHUMIPIOBAHHS TEpe]] MEPIIO0 J0300 PUCTUILIAMY ) BUKOPUCTOBYBABCS JIs aHAI3Y Ta
MiJICYMOBYBABCS pe3yNbTaT Ha 12-My MicsIl JIKyBaHHS pUcaUIIaMoM (ToOTO Ha 24-
MY MICSIIl JOCIIIIKSHHS ).

OTxe, 3a pe3ynbTaTaMu 24-MiCSIYHOTO CIIOCTEPEKEHHS Y AIIIEHTIB, K1 CIIOYaTKy
OTPUMYBAJIM PUCIUILIAM, cepeHs 3MiHa y 6aax 32 MFM32 na 24 Micsiis cTaHOBHIIA
1,8 (95% CI Bix 0,7 mo 2,9). 3aranom 58% marfieHTiB BiA4y/Iu cTabdimizaiiio y 6anax 3a
MFM32 (3mina > 0), a 32% gocsriu nokpamieHHs y 6amnax 3a MFM32 na > 3 micis 24
MICSIITIB JIIKyBaHHSI PUCIUTIIAMOM.

[Toxasnuku nomeriB MFM32 mokazanmm mokpamieHHs uepe3 24 Micsmi 13
cepeaHboIo 3MiHOM0 Bij BuxigHoro piBHs 0,4 (95% CI Bix -0,1 1o 1,0) y D1 (crosnus
Ta nepecyBanss), 1,1 (95% CI Big - 0,8 1o 3,0) y D2 (nmpokcumMalnibHa Ta akciajibHa
¢ynkuist) ta 6,3 (95% CI Bix 4,2 no 8,3) y D3 (aucranbHa (yHKLIS) y HALIEHTIB,
PaHAOMI30BaHUX ISl MPUKAOMY pPHUCAMIUIAMY uepe3 24 Micsll; NPUPICT TaKOXK
criocTepiraBcs JJisi KOMOIHOBaHUX MOKa3HUKIB JoMeHy (D1 + D2 1 D2 + D3). ¥V 59%
MaLI€HTIB, K1 CIIOYAaTKy OTPUMYBAJIM IUIanedo, BigOysnacs cralumizamis y Oanax 3a
MFM32 (3mina > 0) micnsg 12 MicsmiB JiKyBaHHS pucauruiamoMm, a 16%
IPOJIEMOHCTPYBAJH MOKpalieHHs. 3MiHa Bl 6a30Boro piBHs y 6anax 3a MFM32 y mux
nanienTiB cranoBuia 0,1 (95% sin Cl Bix - 0,7 no 0,8) ma D1, - 0,3 (95% CI Bin - 2,2
1o 1,5) nna D2 ta 2,0 (95% CI Bix 0,4 no 3,5) nius D3 Ha 24 micsi.

3a pe3ynbTaramu olliHeHuMHU 3a mkanoro RULM naitienTy 1 B rpyni pucaumiamy
1 B IpyImi nepexoay 3 Iianedo Ha PUCAMILIAM JIOCSTIIM MOKpaIleHHs yepe3 24 MicsIli.
52% mauieHTIB IOCATIIM 3HAYHOTO MOJIMILIEHH > 2 B Tpyni pucaurmiamy i 34% — B
rpyni nepexoay 3 Iuianedo Ha pucauruiam. MoTopHa (yHKIS BEPXHIX KIHLIBOK
MPOIOBXKYBasa MoKpanryBaTucs Mix 12 1 24 micsisamu: 3a 24 micsili cepeHs 3MiHa y
6anax 3a RULM Bix 6a30Boro piBHS B TpyIi pUCAUIUIaMy cTaHoBwia 2,8; 52%
MAaLIE€HTIB JOCITIIM KIIHIYHO 3HAYyIIOro mokpamieHHs y 6anax 3a RULM ( >2 Ganis
B1Jl BUX1JJHOTO PiBHS) 3a 24 MiCSII].

Cepennst 3miHa Big 06azoBoro piBHa y Oamax 3a SMAIS-ULM, 3BitoBaHiii
JOTIsAIbHUKAMU, Ha 24 MICAIll CHOCTepeXKEeHHs ckiana 2,7 OamiB B Tpyli
pucauruiamy i 1,6 6aiiB B rpyIi nepexoay 3 mianedo Ha pucaumiaMm. CepenHs 3MiHa
B 6a3zoBoro piBHsA y Oamax 3a SMAIS-ULM, npo skuil MOBIAOMIISUIM TALIEHTH
(Tinbku Ay namieHTiB 12 pokiB 1 crapie) cranoBuia 0,8 6aitiB B rpymi pucauIuiamy i
0,6 6ainiB y maIi€HTIB, K1 MEPEUIUTH 3 TUTAIe00 HA PUCTUTIIIAM.

3a pesynpraramu  24-MICSYHOTO CIIOCTEPEKEHHS, 3asgBHUKOM 3pOOJICHO
BUCHOBOK, III0 JIIKyBaHHS PHUCAUIJIAMOM B INMPOKIA 1 KIIHIYHO HEOTHOPIIHIN
MOMYJIALIT MAIiE€HTIB - TN, MJTITKIB 1 TOPOCIUX 3 Mi3HIM ToyatkoM CMA 1 pi3HOi
TPUBAJIOCTI 3aXBOPIOBAHHS MIPU3BEIIO 10 MPOJOBKEHHS KITHIYHO 3HAUYIIUX YCIIXIB B
pyxoBiii yHkiii. Ile 6yno npoaemoHcTpoBaHo nominmeHHsAMHU (32% mnaiieHTiB) 1
crabimizariero (58% mnarienTtiB) y Oanax 3a MFM32 na 24 micsii 1 migTBEepIKEHO
nporpecuBHUM nosinieHHsaM 3a RULM ta SMAIS-ULM. IIpupicT pyxoBoi ¢yHKIIii,
IO CIIOCTepIraeTbes micis 12 MicsIiB JIKyBaHHS PUCIUIUIAMOM, IiATpUMYyBaBcs ado
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MOJTIMIITYBaBCsl Ticas 24 MICAIIB, IO MiATBEPHKYE IepeBary IOBTOCTPOKOBOTO
JTIKYBaHHS pPHCIUILIAMOM. TakuM dYHUHOM, pe3ynbTatd YacTWHU 2 JOCTITKCHHS
SUNFISH neMOHCTpYIOTh KJIIHIYHO 3HAYYIIl TEepeBard pUCIUILUIaMy AJis JIKyBaHHS
nitedt, mmiTkiB Ta gopociaux 3 CMA II ta III HeamOynaTOpHOTO TUITY MOPIBHSHO 3
BIJICYTHICTIO HOT'O BUKOPHCTAHHS.

O1iHKY SKOCTI BiIMOBIIHUX MyOJIiKaIliid BUIPOOYBaHb MPOBEACHO 3a JOTIOMOT OO
aucTa OmIHKM HailioHanbHOTO 1HCTUTYTY 3J0pPOB’S Ta JIOCKOHAJOCTI MEIUYHOI
nonomoru Benukoi bputanii (The National Institute for Health and Care Excellence,
NICE) 151 paHjoMi30BaHUX KJIIHIYHMX JOCIiIKeHb Ta BCTAaHOBJIEHO, 1110 YaCTHHA 2
nociipkeHHss SUNFISH mae HU3bKHI pU3UK YIIEPEIKEHOCTI.

[Ipu mpoBeneHHI NOPIBHAJBLHOIO aHANI3y KJIHIYHOI e(eKTHUBHOCTI
PHMCIMIJIAMY Ta HyCiHepceHY 3asSBHUKOM Oylio 3a3HAu€HO, 110 OCKIIbKU HE iICHYE
npsmoro (anra. head-to-head) mnopiBHSHHA paHAOMI30BAaHUX KOHTPOJBOBAHHUX
JTOCJIIPKEHb PUCIUIUIAMY TPOTH HYCIHEPCEHY, 3TigHO 3 BUMoramu HacraHoBu Ta
pexomenganiidi Cochrane, NICE Ta 1HIIMX OprasiB OLIHKA MEIWYHUX TEXHOJIOTIH,
PO3IVIIHYTO BUKOPUCTaHHS HENPSIMOrO TOPIBHSHHS JiKyBaHHA (aHrii. indirect
treatment comparison, ITC).

J1J1st 311 ICHEHHSI HETIPSIMOTO MIOP1BHSHHS PUCAUILIaMY Ta HyciHepceHny npu CMA
II tuny 1 HeamOynatopuoro III Tumy Oyno oOpano 2 peneBaHTHI JOCITIHKCHHS:
SUNFISH wactuna 2 i panmomizoBaHe, MOJABIHE cliille, KOHTPOJIbOBaHE (DIKTUBHOIO
nporeayporo, gociaipkeHHs HyciHepceny dasu III CHERISH. Yepe3 Bemuky
TeTEPOreHHICTh (PAKTOpPiB, SKI BBaXKAIOTHCS IMPOTHOCTUYHO BAXKIUBUMHU IS
pe3ynbTaTy, TAKUX SIK BiK, BUX1JTHA MOTOpPHA (DYHKIIIS 1 HASIBHICTh BaKKOTO CKOJI03Y,
crangaptHe gociaimkerds Bucher ITC, mo nopiBatoe Bcto monyssiito SUNFISH Part
2 3 CHERISH, ne Moxe Oytu mpoBeaeHe. Tomy s 3MEHILIEHHs AucOalaHCy B
Moaudikatopax ePekTy MK JBOMA JOCHIKEHHAMH OyB OOpaHUil SKIpHUN HiAXina
HETPSIMOTO MOPIBHSHHS 3 KOpUTyBaHHIM BiaMinHocTeit (Matching-Adjusted Indirect
Comparison, MAIC), mo onucano y my6mikamii Ribero et al., 20212,

[Ticnss KopUryBaHHs BIANOBIIHOCTEN pe3yJbTaTH OLIHIOBAJIUCH 32 3MIHOIO BiJ
0a3oBoro piBHs y 6anax 3a RULM Tta 3MiHOM0 BiJ 6a30Boro piBHs B 6amax 3a RULM >
2 GaiiB. 3agsBHUKOM 3a3Ha4€HO, 110 npoBecTd MAIC criibHOT KIHIIEBOT TOUKH, a caMe
3MiHU BiJl 6azoBoro piBHs y Oanmax 32 HFMSE HeM0xMBO, OCKUIBKH TIPHUITYIIICHHS
II0JI0 TIOPIBHAHHOCTI KOHTPOJBHUX TPYH OYJI0 MOPYIIEHO.

O11iHKY BITHOCHOT €()eKTHBHOCTI PUCAUILIAMY TIOPIBHSIHO 3 HYCIHEPCEHOM 1010
pesynbTatiB RULM depe3 12 micsIiB mokaszaid B IIJIOMY MOKpAIIEHHS, OJTHAK HE
BUSIBIJIM CTATUCTUYHO 3HAYYIIO1 PI3HUII MK JIIKyBaHHSMH. 3MiHa BiJl 0230BOTO PiBHS
B Oanax 3a RULM cknana 3,3 6anu auist pucauiiaMmy ta 3,7 — Ui HyCiHepCeHy, YacTKa
BianoBigauiB 3a RULM Oyna 88% nns pucnumiamy ta 66% U1 HYCIHEPCEHY.
Cepenns pi3HMILIS y 3MiHI B1J BUX1HOTO piBHA: -0,49 (95% CI Bix -3,33 10 2,53); 3miHa

19 https://www.nice.org.uk/process/pmg6/resources/the-guidelines-manual-appendices-bi-2549703709/chapter/appendix-c-methodology-
checklist-randomised-controlled-trials
2 https://becarispublishing.com/doi/10.2217/cer-2021-0216
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Bij 6a30Boro piBHA B 6anax 3a RULM > 2 6amiB OR 2,64 (Big 95% CI Big 0 mo 117,94).
Pesynbprat HEnmpsIMOTO MOPIBHSIHHS MTPEICTABICHO B TAOIUIII 4.

Tadauus 4. Pe3ynbratd OIIHKM BiJIHOCHOI

NOPIBHSHO 3 HyciHepceHoM 3a RULM

e(hEeKTUBHOCTI PHUCAUILIAMY

MAIC no miarpymi SUNFISH"
Pesyabrar Komnaparop ESS 3mina Big 0a3zoBoro Pizanng 3 Cepennst
(AOCJILIKEHHS) piBHS KOHTPOJIeM Pi3HHLSA NPOTH
KOMIIapaTopa
95% A1)
InTepBeHUis Konr.
rpyna
3MiHa Bifg Pucaumnam 37,1 3,3 0,8 2,5 -0,49
6a30BOro piBHA (ITigrpyma (-3,33 10 2,53)*
B 3arajibHii SUNFISH)
KIJIBKOCTI OaniB . .
Hycinepcen 126 3,7 0,7 3,0 PedepenTtamii
3a RULM (CHERISH)
Pesyabrar Komnaparop ESS YacTka Bignosinauis OR npotu OR npotu
(JOCJIIKEHHST) KOHTPOJIIO KOMIIapaTopa
: (95% 1D
InTepBeHuin 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 Pedepentauii
(CHERISH)

* Busnauaemuca sx nayienmu 3 SUNFISH uacmuna 2 y 6iyi 2 - 9 poxie na ckpuminey, 3 3a2aivHum
paxynkom HFMSE > 10 na 6azosomy pieHi i 6e3 axicko2o cKoio3).

*n =989/1000 ycniwnux 3pasxie nouamrkogoeo 3aeanmasjicents (memoo bootstrap).

T 3mina 6io 6azosozo pisns 6 kinvkocmi 6anie 3a RULM > 2 6anis.

OR >1 naodae nepesacy pucouniamy Hao KOMRApamopoM.

ESS: E¢hexmuenuii po3mip eubipku

B n1ocbe 3asBHMKOM 3pO0JIGHO BHCHOBOK, IO €(QEKTUBHICTh JIKyBaHHS
pucauruiamoM narfieHTiB 3 CMA 11 ta Il neamOGynaTopHOTO TUTIIB BIKOM 2—25 3HaYHO
BHUIIIA TTOPIBHSHO 3 TJIAIE00 1 € MOPIBHSAHO €(hEKTUBHOIO 3 HYCIHEPCEHOM II0I0 3MIHU
BiJ1 6a30BoTO piBHs B Oanax 3a RULM Tta 3minu Big 6a3oBoro piBHs B 6anax 3a RULM
> 2 OaiB.

Ilio uac nposedenns axogoi excnepmusu YNOBHOBANCEHUM OP2AHOM
NPOAHANI308AHO THHOPMAYIIO HAOAHY 8 KIIHIYHOMY PO30ili 00CLE MA 8CMAHOBIEHO
nacmynHe. Haoani 3asenuxom pezyromamu oocnioxcenus SUNFISH uacmuna 2
(nybnixayin Mercuri et al, 2022?%) nopisusnvuoi Kniniunoi egexmusnocmi
pucouniamy ma Haukpawoi niompumyrouoi mepanii uepe3 12 micsayie JiKY8aHHs.

2 https://pubmed.ncbi.nim.nih.gov/34942136/
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NPOOEMOHCMPY8ANU KIIHIYHY nepesazy pUCOUnIAMY I3 CMAMUCMUYHO 3HAYYULOI0
Ppi3HUYero w000 3MIiHU 8i0 6a308020 pieHs y banax 3a MFM32 obuucnenoi 3a memooom
HatMeHWuUx Keaopamis Ha ; uacmKu
nayienmia 3i 3minoto 6ana 3a wikanoro MEM32 > 3 8i0 euxionozo pisHs.

ma 3MIHU

8i0 bazosoeo pieus y oanrax 3a RULM
3MIHU 8I0 0A308020 pIiGHA Y
oanax 3a SMAIS i3 cmamucmuuno 3Ha4yuoro pisHUYyer HeCKOPUS08aHO20 3HAYEHHS D,
cepeOHsl pi3HUYs 8 3MIHI HA

3a oanumu 38imy KiiHiuHO20 OocCniOdcenHsi (anen. clinical study report),
iHhopmayis 3 AK020 € KOH@IOeHyitiHolo, V mabauyi 5 npeocmasieHi pe3yiomamu
cybepynogoco aHanizy nayieHmis, AKI OMPUMY8AIU PUCOUNIAM NOPIGHAHO 3
HAUKpaworo niompumyro4or mepanicro, 3a 3MiHow 8i0 6308020 PIBHS Y 3A2AbHIl
kinbkocmi 6anie 3a MFM32, RULM ma HFMSE 6 3anexcrocmi 8i0 iKYy, msaicKoCmi
saxeoprosanns, muny CMA, kinekocmi xoniu ceny SMN2.

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

Cyo6rpymna Kareropis MFM32 3miHa 6aiB RULM 3mMiHa 0OaiB HFMSE 3Mmina
(95%CI), (95%CI), 6axniB (95%CI),

P - value P - value P - value
Bi 2--opis | [ | I |
611 B I
12-17 I I

3aXBOPIOBaHHS*
oo | | |
>3 B B
Tun CMA tl B I
1 B I
KinpkicTs KoMii reny 2 korii _ _ _
SMN2

3 o I I
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* Taockicms 3axeéoprosanns éionosioac bazoeomy dary MEM32 3a keapmunamu (Q1=37,50,
02=46,88i Q3=54,17)

Omoxce, 3a 3MiHOI0 8I0 6A308020 PiGHA 3a2ANbHOI KINbKOCMI OANI8 34 WKALOW0
MFM32 pucounnam nopieHano 3 HAUKpaAujor0 RIOMpUMYOY00 Mepanicro 0eMOHCMpPYE
KAIHIYHY nepesacy 13 CMamucmuyHo 3HAYYW0I0 PIZHUYel0 y pe3yibmami y maxui
cybepynax nayicHmis sx.

Bapmo 3aysasxcumu, wo pezyromamu cybepynosux aHanizie nayicHmie 3a 3MiHo0
8i0 0a306020 pieHsa y 3acanvHit Kitbkocmi 6anie 3a wkanorw RULM odewo
8IOpI3HAIOMbCA 810 pe3yibmamis 3a wikanow MFM32, a came cmamucmuuno 3navyua
pi3HUYys y pe3yibmami HA KOPUCMb DPUCOUNIAM)Y NOPIBHSAHO 3 HAUKPAWOIO
NIOMPUMYIOY0I0 MEPAnicro y NAyicHmMi8
3acanom  3a
3MIHOMN 810 6a3068020 piens y Oanax 3a wxanoo HFMSE y ecix cybepynax (8iK,
msickicmo  3axeoprosanns, mun CMA, kinexkicme koniti eeny SMN2) pisnuys y
pe3yibmami  Npu  3ACMOCYBAHHI  NAYIEHMAMU — PUCOUNIAAMY MA  HAUKPAWoi
niompumyo4oi mepanii He Oy1a CMAMUCMUYHO 3HAYYUJOTO.

Pezynomamu 24-micsiunoco cnocmepesiceHus npooemMoncmpyanu cmaoinizayiro
PYXosux (yHKyit abo noKpawjeHHs KIIHIYHUX CUMNMOMIG AK 8 epYni nayienmis, sKi
NONepeoHbo  OMPUMYBAIU  PUCOUNIAM  (MOOMO  MPUBANicmv  3ACMOCYBAHHS
pucounnamy 24 micayi) max i 6 epyni nayicHmis, w0 NONEPeoHbO OMPUM)BEATU
niayebo (moomo 12 micayie 3acmocyeamHs niayebo, nNicis 4020 nepexio Ha
3acmocy8ants pucouniamy npomseom Hacmynuux 12 micayig). Xoua eusnaueHum
KOMRapamopom y pamkax nposederHs 0aHoi Oepowcasnoi OMT 6yno eusnaueno
HAUKpawy niompumyiody mepaniio, pes3yibmamu 24-miCAuH020 CnOCMEpPeHCeHHs
BUCHOBKY NPEeOCMABIeHO K 000amKo8y iHghopmayiro.

Vnoenosasicenum opeanom npogedena oyiHka MemoOOONO2IUHOI  SAKOCMI
oocniodcennss SUNFISH 3a nucmom oyinku wo0o nposedenns oepacasnoi OMT na
emani @gaxosoi excnepmuszu (0ooamox 2 Hacmanosu). Y oanomy oocniosxcenni
BUBUAEMbCS YIMKO BU3HAYeHe KIIHIYHe NUMAHHS, DPO3N0OLL NAYIEHMI8 00 Zpyn
NIKYBAHHA € PAHOOMI308AHUM, BUKOPUCNAHO AOEK8AMHUL Memoo pO3noodiny 3d
00NOMO20I0 KOMN'tomepuzo8anoi iHmepakmusHoi (asmomamu3oeanoi) cucmemu
8ION0GIOI Ma NPUX08YBAHHS, WISIXOM 3ICMABNEHHA POZYUHY NIayebo ma pucouniamy
3a  KOMbopom ma cmakom. Jemoepagiuni xapakxmepucmuxku nayieHmie €
CNi6CMABHUMU, 6CI VUACHUKU AHANI3YBANUCL 6 MUX 2PYnax, 00 AKUX GOHU OyIu
panoomizosari. 3aeanom 3a 12 micayie cnocmepedicenns i3 120 nayicnmis 3 epynu
pucouniamy 3 naAyieHmMi8 NPUNUHUIU OOCHIONCEeHHs, 2 NAyieHmMie nepeuuiiu Ha
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HycinepceH, 1 nayienm nepeuiuios Ha HeguzHaueHe nikysanus. 3 60 nayicnmis epynu
nrayebo 1 nayicum npununug niKyeanus ma I nepeiiuios na Hycinepcen. Pezynomamu
npeocmaeneli  3a  yciMa — GU3HAYEHUMU  KIHYesumMu moukamu. Bpaxosyiouu
8UWYECKA3aHe, YNOBHOBANCEHUU OP2AH NO200NCYEMBCA 3 GCMAHOBIEHOI0 3ASBHUKOM
BUCOKOIO MEMOOOIO2IUHOI0 SAKICMIO O0CIONCEHHS.

Topisusnns pucouniamy ma Hycinepceny sionogiono oo nyonixayii Ribero et al.,
20217 nposedero 3 3acmocysanuam nioxXody HenpaMo20 NOPIGHAHHA 3 KOPULYEAHHAM
giominnocmeul (MAIC). Axipnuu nioxio MAIC € memo0onociuno 062pyHmMo8aHuM,
nicas KOpucy8amHsi GIOMIHHOCMEU GXIOHI OAHI 8UNIA0AIOMb CNIBCMABHUMU, NPOMe
3MEHUIEHHS 2eMepPOo2eHHOCMI MIJIC 2pYnamu NAYiEHmMie pucouniamy ma HyCciHepceuy
npu3800ums 00 3MEHUIeHHsl KIIbKOCMI NOPIBHIOBAHUX HNAYIEHMIE 1 3MEeHUIeHHS.
NOMYAHCHOCT CMAMUCMUYHUX OYIHOK.

3a pezynemamamu oyiHKU 3MIHU 8I0 6A308020 pisHs 6 Kinbkocmi banie 3a RULM
> 2 banig pucouniam npooemMoHcmpyeas nepeeazy y nopisHanui 3 Hycinepcerom (OR
2,64), npome oogipuuii inmepesan (95% CI 6io 0 oo 117,94) exazye na Hedocmammio
CMamucCmu4Hy 3Ha4yuicms PI3HUYL MIJHC CPYRAMU.

Taxum uunom, 6paxogyrouu 6NauUe Kope2y8auHs Xapakmepucmuk nayieHmis Ha
CMAMUCMUYHY NOMYHCHICMb pe3Ylbmamis, MONCIUBICINb NPOBEOEHHSI HENpIMO20
NOPIGHAHHA Juwe Ol 080X KIHYesUX mMoO40K, a MAaAKo}C HA HeOOCMAmHIO
CMamucCmu4mny 3HAYYWICMy  pI3HUYI  MINC 2PYNAMU, YNOBHOBANCEHUU OpP2aH
NO200HCYEMBCS 3 MBEPONCEHHAM 3ASAGHUKA NPO me, WO 3d pe3ylbmamom OYIHKU
BIOHOCHOI eghekmuenocmi pucoOunIamy HOPIGHAHO 3 HYCIHEPCEHOM HEMONCIUBO
niomeepoumu abo cnpocmyeanu KIIHIYHI nepesasu mo20 4Yu IHU020 JIIKAPCbKO20
3aco0y.

Ynosnoegasicenum opeanom Oyau Haodiciaui aucmu iz 3anumamiu 00 KAIHIYHUX
Qaxisyis, sAKi maroms 00C8I0 3ACMOCYBAHHA PUCOUNIAMY ON AHANI3Y KIIHIYHOL
eghexkmusHoCcmi 3a5861eH020 JIKAPCbKo2o 3aco0y vy nayicumis Ykpainu. Cneyianicmu
Y “Incmumym mueeponocii, ncuxiampii ma Hapxonoeii Hayionanvnoi axademii
MeOuyHux HayK Ykpainu” 3a3Hauaroms, wo KOpeKmHue CnieCmaeieHts eqpeKkmueHocmi
pUcouniamy ma HYCiHepCeHy 3a GIACHUMU CHOCMEPENCEHHAMU HEeMOIICIUBE, alle
obudsa nikapcvki 3acobu eghexmusni. Ha npaxmuyi noxpaweHHs cumnmomis
cnocmepieacmuvCs matice 3a8xcou, ane 8axiCiu8o nam'smamu, wo Ois JiKAPCbKO20
3acoby npoAeIAEMbCA NPUNUHEHHAM 3a2ubeni ICHYIoUUX MOMOHEUPOHI8, MOMY
MeopemuyHo 3ax60pIO8anHs Malo 6 npocmo nepecmamu npozpecyeamu. Hac, uepes
AKUU MOACHA NOOAYUMU NePULi 03HAKU 30IIbULEHHS CUU MA 8UMPUBANOCI, Ye KilbKd
mudicHie (2 - 4 muocni). Cneyianicmu 3ayeaxcyromo, wWo HPU MECMYB8aHHI 3d
CMAaHOAPMHUMU DYHKYIOHAIbHUMU WKAIAMU Y X8OPUX HA OYOb-sKill cmaodii X6opoobu
3a3suyail 3pocmac ob'em pyxié 6 KiHYigkax, 3pocmaec cuia m'sazie mynyba — 60HU
NOYUHAIOMb 008ULe CUOIMU, YHOBILILHIOEMbCA PO38UMOK CKONLO3Y, SIKULO Ye X80pUli 3i
CMA Il muny, axuii xo0ums, 8iH NOKPAWYE NOKAZHUKU O-MU XGUIUHHO2O MECHY
XOOiHHA | He 8mpavae 30amHicmb 00 CAMOCMIUHO20 nepecysaHus. Takooic xeopi

22 https://becarispublishing.com/doi/10.2217/cer-2021-0216
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NOGIOOMIAIOMb  NPO  30IIbWEHHS — GUMPUBANOCMI  MA  NOJeculeHHs  Oil 3
Camoo0Cny208y6aHHs - YUCMKA 3Y0I8, BMUBAHHS, 00A2AHHS, NPUTIOM i#Ci i m.O.

V nucmi-6ionoeioi 6io I pomaocwroi cninku “Opghanni 3axeoproeanns Yxpainu’
3a3Havaemovcs, wo bamvku nayicumis, xeopux na CMA esasicaroms, wjo 1iKy8auHs,
sIKe € Hapa3i 8 YKpaini, 4y00680 nioxooums 05 0imeil, 6OHU CMAOMb CUTbHIUUMU 3
KOJMCHUM OHeM, 8nesHeHiule poonsams 0esKi pedi, NOYUHAomMs X0OUmu camoCcmiiHo,
cmaroms akmusHiwumu. JIiKysanns Oe3nepeyHo NOKpawyye cmax ma CUMNIMOMU
nayienmis, y NOPiGHAHHI i3 CMAHOM, WO 0V8 00 JIIKYBAHHAL.

Bapmo 3sepuymu yeacy Ha Kkopomxuii niayeb6O-KOHMpPOIbOBAHUU Nepioo
oocnioxcennuss SUNFISH wacmuna 2 (12 micayie) ma oocnioxcenna CHERISH (15
MicAYiB), WO 3YMOBIIOE HEBU3HAUEHICMb U000 00820MPUBANOL  KIIHIYHOL
eghekmusHoCcmi pucouniamy HOPIBHAHO i3 3ACMOCY8AHHAM HAUKPAWOI NIOMPUMYIOUOT
mepanii ma Hycinepceny npu nikyeauni nayicumis i3 CMA, 30kpema i ¢ Ykpaini.

Pe3yibTaTu anaxizy 0e3nexH 3asiBJEHOI0 JiKapChbKOro 3aco0y y MOpiBHSAHHI
3 HallKpamow MIATPUMYIOUOKO Tepami€lo MPEeACTaBICHI 3a pe3yjbTaTaMH
nocimipkeHHss SUNFISH wactuHa 2 Ta HenpsMOro MOpPIBHSHHS 3 KOPUTYBaHHSM
BiamMiHHOCTe MAIC 17151 TOPIBHSIHHSA 3 JIKAPCHKUM 3aCO00M HYCIHEPCEH.

B Ta6mmii 6 HaBeneHo nmoOiuHi peakiii (gaii - [1P), 3apeectpoBaHni g0CiiIKEeHH]
SUNFISH uactuna 2, nepioa crioctepeskeHHst 12 micsiiB.

)

Ta6auus 6. [1oOiuni peakiii, 3apeectpoBani B nociikenni SUNFISH vactuna
2, Iep1oJ1 CTIOCTEPEKEeHHsI 12 MicsIIIB

IMokazuuk Pucauniaam (n =120) | [lnauedo (n = 60)
3aranbpHa KuTbKicTh [1P 789 354

3aranbpHa KiJIbKiCTh MAIli€HTIB, KOTpi Manu > 1 TIP 111 (93%) 55 (92%)
3arajbHa KUIBKICTh MAIi€HTiB, KoTpi Mamu > 1 | 24 (20%) 11 (18%)

cepitoznux I1P

3arajgbHa KUIBKICTD JIETAJILHUX BHUIIAJIKIB 0 0

1P, 110 MOBIZOMIISIINCE HAKOUIBIT YacTO*

IHdexiis BEpXHiX TUXalbHUX IIIAXIB 38 (32%) 18 (30%)
Hazodapusrit 31 (26%) 15 (25%)
ITipekcis 25 (21%) 10 (17%)
T'onoBHuii O11b 24 (20%) 10 (17%)
Hiapes 20 (17%) 5 (8%)

broBaHHs 17 (14%) 14 (23%)
Kamens 17 (14%) 12 (20%)
Bponxir 8 (7%) 10 (17%)
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Cepiiosni TP, 1m0 NOBiIOMIIAUTMCH HAWOIIBII 9acTO'

[TaeBMOHIS 9 (8%) 1 (17%)
Tactpoenteput 2 (2%) 2 (3%)
Bakrepiemis 2 (2%) 0

I'pun 2 (2%) 0
[ipexcis 2 (2%) 0
IH(exii gereHin 1 (1%) 1 (2%)

1P, sixi moBimoMIIsITUCh HA >5% YacTilie B IpyIi pUCAUILIIAMY, HIX Y TPy Iarne0o

Mipekcisi 25 (21%) 10 (17%)
Hiapes 20 (17%) 5 (8%)
Bucun§ 20 (17%) 1 (2%)
Bupasku poToBoi mopokHUHH 1 adTO3HI BUpa3KH 8 (7%) 0
Indexuii ceuoBuBianuX MUIAXiB! 8 (7%) 0
Aprpanris 6 (5%) 0

CepiiosHi [1P, sxi moBimomisiiucs Ha >5% yacrTile B rpymi puCAUIDIaMY, HIXK Y TpyHi mianedo

[THeBMOHIS 9 (8%) 1 (2%)

[MamienTn 3 npuHaiiMHI otHUM 1P

TP, moB's3aHi 3 JiKyBaHHIM 16 (13%) 6 (10%)

[IP, moB's3ani 3 JikyBaHHAM Ta sKi npu3Besun 1o | 0 0
NPUIUHEHHS Teparii

[P, noB's3aHi 3 JiKyBaHHAM Ta sIKi npu3Benu 10 3Mmiau | 0 0
J1034 200 MepepuBaHHs Teparii

Cepiiosni [1P, noB's3aHi 3 NiKyBaHHsIM, siki pu3Benu 1o | 0 0
NPUIUHEHHS Teparnii

3arasibHa KiJIbKICTh MAli€HTIB, KOTpi Manu > | cepitosne | 4 (3%) 2 (3%)
[IP, mo mpu3Beno 10 3MiHU 03U a00 IepepHUBAaHHS

Teparii

Cepitosni [1P, nop's3aHi 3 JliKyBaHHSIM 0 0

P 3 - 4 xnacy 21 (18%) 8 (13%)
IIP 3i cMepTenbHUM pe3ynbTaToM(To0TO, 5 Kitac) 0 0

TP, mo mpu3BenH OO0 THUMYAcOBOrO TmepepuBanHs | 8 (7%) 2 (3%)
Teparii

*[1P 6i06ynucs y Oinvw Hise 15% nayienmis y 6y0v-sKitl 2pyni 1iKy8auHsl.
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" [Tooii cmanucs y Ginvut Hisie 00H020 nayicuma 6 6yOb-aKiii 2pyni 1iKy6anHs.

* Bxniouae 6 cebe nipexciio i 2inepnipexciio.

S Brutouae Maxyio-nanyispHuil 6uUcun, epumemy, anepeiuHuii Oepmamum, epumemMamosHuii Gucun
ma ¢gonixynim.

" Bniouae 6 cebe ingexyiio ceuosusionux winsxie i yucmum.

3assBHUKOM 3a3HAu€HO, 1[0 3arajioM, PUCAUILIAM J00pe MePEeHOCUBCS MPOTATOM
nepmux 12 micsamiB B yactudi 2 gociimkeHHss SUNFISH; xoaHuX HOBUX CHUTHaIB
Oesneku BusiBieHO He Oyino. Ilpodine IIP B rpym pucaumiamy OyB momiOHUE 10
podiJIr0, IO CIOCTEPIraeThCs B IPYIN MUIaeoo.

3a naHuMu 24-MIiCSYHOTO CIIOCTEPEIKEHHS Y JOChE MIPEICTABIICHI PE3yJIbTaTH IS
MAIll€HTIB, SKI MPOJOBXKUIM OTPUMYBATH PUCIUIUIAM IMCIs 12-TH  MICSYHOTO
CIIOCTEPEKEHHS Ta THX, XTO MEPEUIIIOB Ha pUCTUIIIAM Ticis 12-micsyHOro mpuiiomy
mnane6o. [Ipodins 6e3nexu micis 24 MiCSIIB CIOCTEPEKEHHS MoKa3as, mo y 91,7%
MaLI€HTIB, Kl MPOAOBXWIM OTPUMYBAaTH pHUCIUILIaM Oyja mnpuHaiimMHi ofHa [IP.
Cepen naui€eHTiB, SIKI CIIOYaTKy OTpUMYBaH mianedo, 91,7% manu npuHaiiMH1 OIHY
ITP mixx O Ta 12 micsinieM mifg yac npuiioMy rare6o. [licist nepexoy Ha pucauIIiaMm
Ha 12-i1 micaupb, 80,0% namientiB Manu npuHaiiMHl oany [IP Mix 12 1 24 micsausaMmu.
3aranoMm npodins Oe3neku micas 24 MicsAUiB JIKyBaHHS BiANOBIAB pe3yibTaTaM
Oe3reku miciig 12 MicsIiB JIKyBaHHS.

3a pesynbratramu mnpoBegeHoro MAIC s MOpIBHAHHS PUCAUIUIAMY 3
nycinepcenoM (mocmimxenas SUNFISH wactuna 2 1 gocmimkenHss CHERISH)
(Tabnunsg 7) BCTAHOBIICHO, III0 YacTKa MAIlE€HTIB, y AKUX OyJIHM BUSBICHI OYyIb-sKi
cepitosHi [IP B rpymi miane6o y nocmmkerHi SUNFISH, cranoBuna 24% mo 1 12%
MiCJIsl KOPUTYBAHHS, MOPIBHSHO 3 29% y (IKTUBHIN KOHTPOJIBHIN TPy JOCTITKEHHS
CHERISH. Pe3ynpTaTi aHami31B HaJlaayd HEIOCTaTHRO JI0Ka31B JIJIsl TOTO, 100 3pO0UTH
KOHKPETHI BHCHOBKM WIOJI0 BIAHOCHOI O€3MeKH 3 TOYKH 30pYy WMMOBIPHOCTI
MOBIIOMIIEHD Mo cepito3Hi [1P Mixx pucaumiamom 1 HycinepceHoMm OR 4,32 (95% CI
0,88 - 37615888,28). Oninku MAIC cinif iHTepnpeTyBaTH 3 00EPEKHICTIO, OCKITBKU
BepxHs Mexa Cl Bkaszye Ha HeCTaOlIbHICTh PE3YJIbTATIB.

Tab6auus 7. Pesynbratu anamizy Oesnieku Ha Oyab - AKy cepiiosny [IP B
nocmmkeHHssx SUNFISH vactuna 2 1 CHERISH 3a nposenenum MAIC

MAIC y nigrpyni SUNFISH"

Komnapatop ESS YacTka namieHTis 3 OR nporn OR nporn
(MOCJIIKEHHS) 6YHB'HKHI\1’;;epﬁ03HnM KOHTPOJIIO KOMIIapaTopa
(95% Cl)

InTepBenuis KoHnr.
rpyna
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4.32

0.88 -
Pucnurnnam (ITigrpymna (
SUNFISH) 34.2 24% 12% 2.2 37615888,28)"
Hycinepcen 126 17% 29% 0.5 PedepenTtamii

(CHERISH)

“IMayienmu 3 SUNFISH uacmuna 2, ixom 2-9 pokié na cKpuminey, 3 3a2aibHum 6anom
HFMSE > 10 poxkis na 6azosomy pieHi ma 6e3 manicKko2o cKoio3).
En = 988/1000 ycniwnux 3pasxie nouamkoeozo 3aeanmadicenns (memoo bootstrap).

Omoice, pe3ynibmam auanizy 0Oe3neku pucouniamy y NOpieHAHHI i3 niayeodo
oocnioncennss SUNFISH wacmuna 2 (nybnixayis Mercuri et al., 2022%) uepes 12
Micayie cnocmepedCcents noKasas, wo 3azaivia Kinvkicms [IP cnocmepieanacy y 789
nayienmis epynu pucouniamy ma y 354 nayienmie epynu niayebo. llpu yvomy
gidcomoxk nayicumis, axi manu npunaumui 1 IIP ma npunaiivui 1 cepuosny IIP 6yau
oonaxosumu. Jlemanvuux eunaoxis ne 6y10 6 060x epynax oocnioxcerns. Cepeo 1P,
AKI n0gI0OMAANUCh Y Oinbw Hide 15% nayienmis 6 000x epynax 00CnioxiceHHs OyIu:
IHhbeKyii 6epXHIX OUXATbHUX WLIAXIB, Ha30(apuneim, nipexcis, 2010681l Oilb, diapes,
onoeanns, kawens, opouxim. IIP, axi nosioomnaiuce Ha >5% uacmiwe 6 epyni
pucouniamy, Hixc y epyni niayeoo oyau nipekcis, oiapes, UCUn, 8UpasKu pomoeoi
NOPOXCHUHU T aghmo3Hi eupasku, IH@eKyii ceuo8UBIOHUX WIAXIE, apmpaieis, npu
yvomy cepriosHumu IIP, axi nogioomnsanucy na >5% uacmiwe  epyni pucouniamy,
Hidc y epyni naayebo oynu nneemonis, IIP 3 - 4 xknacy ma IIP, wo npussenu 0o
MUM4acoB8020 Nepepusants mepanii.

Pezynomamu ananizy oOesnexu uepes 24 micsayi cnocmepedcenHsi NOKA3aau
noodionull npoghine bOesnexku 12-micAuHOMY CNOCMEPENCEHHIO MAd NPeoCmAasieHi )
BUCHOBKY SIK 000amK08a iHghopmayis.

3a pesynomamamu npogedenoco MAIC ecmanosnero, wo npogine 6e3nexu €
NOPIGHIOBAHUM ~ MINC — PUCOUNJIAMOM MA  HYCIHEPCEHOM, Npome 8paxogyloyu
2emepoceHHicmb, Ky He 80aloCb NOBHOYIHHO CKOPU2Y8AMU CMAmucmudHUMU
Memooamu,  YNOBHOBANCEHUU  Op2aH  NO200HCYEMbCA 13 3AABHUKOM U000
HeMOCIUBOCMI NIOMEepOumu abo Cnpocmysamu Hasa8Hicms nepesaz uwooo npoghinio
Oe3nexku mozo uu U020 TIKAPCbKO20 3ac00).

Cneyianicmu JY  “Incmumym Hesponocii, ncuxiampii ma HApKoIo2ii
Hayionanvnoi axademii meouunux wHayx VYkpainu”’ 3a3nauaroms, wo 00c8i0
BUKOPUCMAHHA HYCIHepceHy 6 IHcmumymi obmedxceHutl 5 xeopumu, [ pokom
cnocmepedcenHsi ma 8ikogoio 2cpynoio cmapuie 10 pokis, sxka meHw yymauéa 00
nikysauus. Ilpome 00c6i0 8UKOpUCMAHHA PUCOUNIAMY € OOCUMb 3HAYHUM 5K 3d
KIIbKICMIO X80pux i 3a 4acom cnocmepexcents, max i npu piznux munax CMA i &
pizHux eikosux epynax. Qbudsa nikapcoki 3acodu 0obpe nepeHocamvcs, He 0Y10

2 https://pubmed.ncbi.nim.nih.gov/34942136/
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HCOOHO20 BUNAOKY HeDadCanux seuwy, SAKi MOdCHa Oyno 6 nog'szamu came 3
JIKAPCLKUM 3ACO00M.

Pucnunnam He BkioueHHid 10 Ba30BOro mepesiiky OCHOBHHX JIIKAPCbKHMX
3ac06is BOO3, 2023 poxy (WHO Model List of Essential Medicines)?.

Cepen rany3eBUx CTaHIapTIB y chepi 0XOpPOHU 3/10pOB'st YKpaiHU pUCAUILIAM HE
BKJIIOUCHUNA 10 4YHHHOr0 15 Bumycky /[lep:kaBHoro d¢opmyJsipa JiKapcbKUX
3ac00iB (Haka3 MO3 Ykpainu Big 16.06.2023 Ne 1102)%.

3a 1TaHMMHU peecTpPy MEeAMKO - TEXHOJIOTTYHUX JOKYMEHTIB 3i CTaHIapTH3aii
MeJIUYHOI JO0MOMOIM BIJICYyTHI YMHHI KJIIHIYHI IIPOTOKOJM Ta CTaHAAPTH MEIUYHOI
JIOTIOMOTH JiIs JlikyBaHHs nanieHTis i3 CMA II ta III Tunis?,

Ynosnosasicenuii opean 3aysasxcye, ujo 8ionosiono 0o nakazy MO3 Vkpainu 6i0
18.08.2020 Ne 1908 "llpo ymeopenns ma 3ameepOodicenHs NepCOHAIbHUX CKAAOI8
MYTbMUOUCYUNTTTHAPHUX POOOUUX 2PYN 3 PO3POOKU 2ANY3e8UX CIMAHOAPMIE MEOUYHOT
oonomoeu " 3i 3minamu 6i0 3 keimusa 2023 poky 3ameeporceHo nepCcoHAIbHUL CKIAO
MYTbMUOUCYUNTTHAPHOT pOOOYOL 2pynu 3 po3poOKU 2aly3e8ux CmMaHOapmie MeouyHol
oonomozu 3a memoro: “Ilpocpecyroui m’a306i Oucmpohii: cninanoHa M ’a308a
ampogis, m'sazoea oucmpodis Jrowena”.

B nocke Hamano pexoMenpaunii HanmioHaJbHOr0 KOHCEHCYCY IIOAO
AIATHOCTMKH, JIKYBAHHSI Ta NPOQPLIAKTHKH CHAJKOBHX HEPBOBO - M'SI30BHX
po3aafiB, mo po3poOiieHl 3a 1HIIaTUBOI boarapcbkoro TOBapHCTBa HEPBOBO-
M'S30BUX 3aXBOPIOBaHb Ta boiarapcbkoro ToBapucTBa IUTAY01 HEBPOJIOTIi, ICUXiaTpii
Ta micuxoiyiorii po3Butky, 2021 (National consensus on diagnosis, treatment and
prevention of hereditary neuromuscular disorders, 2021%"). B KOHCEHCYCHHX
PEKOMEHIAIIAX 3a3HAYEHO, 110 JIIKYBaHHS Ta CIIOCTEPEKEHHS 3a naitientamu 13 CMA
BHUMarae MyJabTHAUCIUILUTIHAPHOTO miaxoay. [lepim npenapaToM reHHoi Tepartii s
nmikyBanHs 5q-CMA e 3onrencma, MHH onacemuoren aGemapBoBeH (3a JaHUMH
Jlep>xaBHOTO peecTpy JIIKapChKUX 3ac001B HE 3apeecTpoBanuii B Ykpaini). Hycinepcen
- L€ MepIIMid mpenapar, SKud J03BOJICHUN Uil JIIKyBaHHS Bcix ¢opm 5q-CMA (B
rpyaHi 2016 poxky AreHTCTBOM IO KOHTPOJIO 3a XapYOBUMHU MPOAYKTaMH Ta
nikapcekumu 3acodbamu CIIA (Food and Drug Administration, FDA) Ta tpaBui 2017
poky €Bporneiickkor0 MeaunuHoro areHiliero (European medicines agency, EMA)).
[lepopanbHuii TiKapcbKUii 3aci0 pUCIUILIAM MMOKa3aHUM JIs TIKyBaHHS BCIX TUIIB 5q-
CMA vy mnamieHTiB BIKOM 2 MicsLIB 1 cTapuie. [ moyaTky Teparnii pyucIuIiiaMoM
Nall€HTH TOBUHHI MaTH F'€HETUYHO MmiaATBep/ukeHy 5q-CMA B pe3ynbTari MyTalli B
redi SMNI1, 3acTocoByBaTH CTaHAAPTH JOTIISIY [Uid namieHTiB 13 CMA, naijienTu i3
CMA 11 ra III TrmiB noBUHHI MaTh IpuHakiMHI 2 Komii reHa SMN2 Ta He 3aj1e)KaTH BiJl
JIOTIOMI>KHO1 BEHTUJIAIIIT JIereHb a00 kucHio - SAO2 > 96%.

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

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

21 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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Takox y nocee HanaHo KoHceHCYCHi pekoMeHaalil yropcbKOro ToBapucTraa
KJIiHIYHOT HelPOreHeTHKH 11010 JiKyBaHHs A0PocauX nauieHTis is CMA, 2021.%
3rifHO IHUX PEKOMEHJAIlN pHUCIUIUIAM € OHHUM 13 TMpemnapariB 3aMiCHOI TE€HHOI
Tepamii, Mo SBIAETbCS MoaudikaTtopoMm crutaiicmary reHa SMN2. Pexkomenpmartii
KOHCEHCYCY HE aKIIeHTYIOTh Ha BHOOpPI KOHKPETHOTO XBOP000-MOIU(]PIKYHOHOTro
JiKapchKOro 3aco0y s jJikyBanHs CMA.

3) maHi MOA0 €KOHOMIYHOI JOULIBHOCTI B YaCTHHI e()eKTHBHOCTI BHTPAT
BUKOPUCTAHHS JIIKAPCHLKOro 3aco0y BIANMOBIIHO /J0 PEKOMEHJIOBAHOI IIKAJIM
rPAHMYHUX 3HAYEHb IHKPEMEHTAJbLHOI0 NMOKAa3HUKA e(eKTHBHOCTI BUTPAT B
Ykpaini

Jisg ouiHKM e(pEeKTUBHOCTI BUTPAT PUCAHUILIAMY TOPIBHSHO 3 HAMKPAIIOO
MIATPUMYIOUOI0 TEpami€l0 Ta HYCIHEPCEHOM 3asBHUKOM BHUKOPHCTAaHO METO]
“BUTpaTU-€(PEKTUBHICTH , B IKOMY OLIIHIOBaNMCA noAani poku xkuTTs (LY G), Ta meTon
“BUTPATU-KOPUCTH, B SAKOMY OLIHIOBAJIMCS JOJAHI POKH KUTTA, CKOPUIOBaHI 3a
akicTio (QALY), siki 1o/a€e nmauieHTy 3aCTOCYBaHHS pUCIUILIAMy. 3asBHUKOM BHUOIp
METOAIB (PapMaKOEKOHOMIYHOIO aHali3y OyJ0 OOIPYHTOBAHO HAsBHICTIO MOKa3HUKIB
KOPUCHOCTI (1HAEKCY SKOCT1 )KUTTS 32 EQ-5D) 17151 KO’)KHOTO CTaHy.

3eepmaemo ysaey, wo HaAABHICMb NOKA3HUKIE KOPUCHOCHI He € 0OIPYHMY8AHHAM
8UOOPY MemoOy (hapMaKoeKOHOMIYHO20 AHANi3y, OCKLIbKU 6iH GU3HAYAEMbCA, Nepul
3a 6ce, HASABHICMIO NOPIBHANbHUX KIIHIUHUX Nepesas 3asa61eH020 JIIKAPCbKO20 3ac00y
HAO KOMNApamopom, Wo GUHAYAEMbC HA emani ananizy KiiHiYHOI ehekmusrHocmi
ma 6e3nexku. OOHAK 00OpaHi 3AA6HUKOM Memoou HapMaKoeKoOHOMIUHO20 AHANI3Y
«sumpamu-eqheKmueHiCmsby ma «8UMpPAMU-KOPUCMbY) € NPUUHAMHUMU 3 027150 HA
CMamuCmu4Ho 3HAYywyy pisHUY0 wooo 3MiHu 8i0 6a306020 pieusa y banax 3a MEFM32,
yacmku nayienmis 3i 3minoto oana 3a wkanrorww MFM32 > 3 6i0 euxionoco piens ma
3MIiHU 610 0az06020 piens y oanax 3a RULM ons pucounnamy 6 nOpi6HsAHHI 3
HAUKpawoo niOompumyoyor mepaniero.

Bpaxoeyrouu me, wo 3a peszyromamamu nopieHANLHO20 aHANIZ)Y KATHIYHOL
ehekmusrHocmi ma 6e3neku pucoOuniIamy MNOPI6HAHO 3 HYCIHEPCEHOM HEeMONCTUBO
niomeepoumu abo Cnpocmyeanu KIIHIYHI nepesasu mo20 4Yu IHUW020 JIIKAPCbKO20
3aco0y 3 02110y HA HEOONIKU NPOBEOeH020 HEeNpsMOo20 NOPIGHSAHHS, GUOID Memoodis
«sumpamu-eqheKmueHicCmovy  ma  «GUMPAMU-KOPUCMbY Ol NPOGEOEHHS
DapmMaKoeKoOHOMIUHO20 AHANIZY € NPUUHAMHUM, OCKIIbKU 8iH 00360J5€ OLIblU
KOMNJIEKCHO OYIHUMU YCI HAS6HI OaHi WO0O00 KIIHIYHOI epeKmusHOCmi, NOKA3HUKIG
KOpUCHOCMI ma 6umpam Ha pucOuniam i HyCcinepceH.

dapMaKOEKOHOMIYHMIM aHai3 3asBHUKOM OyJI0 TIPOBEJACHO Ha OCHOBI
r100agbHOI  MOJIENI, aJanTOBaHO! BIAMOBIAHO MO JOKaJbHUX YMOB YKpaiHH.
PapMaKOEKOHOMIYHI PO3paXyHKH METOJOM BUTPATH-E(PEKTUBHICTH Ta BUTPATHU-
KOpUCTh 0a3yloThcsi Ha Mojeni MapkoBa 3 MicasuHUMH IukiaamMu. CTpyKTypa
(dbapMakoeKOHOMIYHOT MOJiel Tepeadadae 6 CTaHIB: «HE CHIWTHY, «CUIUTH 3
MIATPUMKOIO», «CUIUTh 0€3 MIATPUMKH», «CTOITh», «XOJHUTH» Ta «CMEPThHY.

28 http://real-j.mtak.hu/15078/7/1S2%202021_3_4 egybefuzott_hirdnelkul.pdf
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3asBHUKOM 3a3HA4YCHO, IO TIOKPAIICHHS TAIlIEHTOM PYXOBHX TIOKa3HHUKIB €
MOCTIIOBHUM, TOMY MOJEJIh BH3HAYCHA TAKUM YHHOM, MO0 MEpeMIMIeHHS MIiX
HECYMDKHHUMHU CTaHaMH 3710poB’st Oyiu 3aboponeHi. [loyaTkoBHil BIK MAIlIEHTIB Y
Mojiesi cTaHOBHUTH 10 poKiB, 110 BIAMOBiIa€ 6a30BUM XapaKTEPUCTHUKAM IMAllI€HTIB, K1
OpUNHSIIM y4acTh B ocHOBHOMY nociikenHi SUNFISH, a vacoBuii ropuszoHnt — 85
pokiB. Y (apmMakoeKOHOMIYHINH MOJel MOKa3HUKW BUTpAT Ta €(PEKTHUBHOCTI OyJH
JMCKOHTOBAHI1 3a cTaBkoto 3%. B Mozenb BKIIIOUEHI JIMIE IpsiMi MEANYHI BUTPATH.

PesynbpTaTn hapmMakoeKOHOMIYHOTO aHaJI3y 13 3aCTOCYBaHHAM Mojielll MapkoBa
3a JaHUMH 3asBHUKA HABEJCHO y Ta0uIli 8.

Tabmuus 8. Pesynpraté (apMakOEKOHOMIYHOTO aHaJi3y pPHCIUIUIAMYy 3a

JaHUMHU 3asiBHHUKA

Eran | Po3ain

Onuc

1 Beryn Oyinrosana mexuonoz2isa: HaKpala miaITpuMyroda Tepamnis+pucIuIiam
Komnapamop:
1) Haiikpalia miaTpuMyroda Teparis
2) Haiikpaina miaTpuMyloua Tepamnis+HyciHepceH
Mogens nepexoay Mix cranamu MapkoBa Oyno moOymoBano B MS
Excel.
2 Konrekct [linpoBa momynsmis: HaiBHI mamieHtd 31 CMA  II Tta 1II
JOCTIIKEeHHSI | HeaMOyJIaTOPHOTO THUITY

®apMaKkOEKOHOMIYHUHN aHali3 MPOBEACHO [UIsl JIOKAJbHUX YMOB
VYKpaiHu 3 NepCIeKTUBU CUCTEMU OXOPOHH 3/10pOB’s (IUTaTHUKA Y cepi
OXOPOHH 3/I0POB’ST).

YacoBuil TOPU30HT MOJIETIOBAHHS CTAHOBUTH 85 POKIB.

[TouaTkoBuUi BiK MAIli€HTIB y MoAeNi ckiuagae 10 pokiB, 110 BiAMOBiIa€
0a30BMM XapaKTEepUCTUKAM TMAlll€HTIB, SIKI NPUHHSUIM  y4acThb
ocHoBHOMY gociimkenHi SUNFISH (uactuna 2).

CraBka IMCKOHTYBaHHS JUIs BUTPAT Ta pe3ynbraTiB — 3%.

Jani moa0 eheKTUBHOCTI Ta Oe3MeKu: JUIsl TOPIBHSAHHS PUCIUILIAMY 3
wiane6o aani Oynau B3sati 3 pochimkenHs SUNFISH (Mercuri et. al.,
2023%), nmami 74 MOpPIBHSHHA PHUCAWIUIAMY Ta HyCiHEpCeHy Oyim
OTpUMaHi BIAMOBIAHO O CAMOCTIHHO TIPOBEACHOTO 3asBHUKOM
HETPSIMOTO MTOPIBHSHHS paHIOMi30BaHUX KOHTPOJIbOBAHUX

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
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nociipkend 3 yactuau 2 SUNFISH (2Mercuri et. al., 2023, Oskoui, et.
al., 2021%%) Ta CHERISH (Mercuri E, et. al., 2018)%L,

Hani mono kopucHocti: SUNFISH (dactuna 2). SIKicTb )KUTTS JFOAWHH,
sKa JOTJIAAa€e 3a XBOpuM, Oyia B3sTa 3a ganumu DCE study, 2020%,
Hani moxo cmeptHocti: s nanieHTiB 31 CMA Il tumy Oynu B3sTI
06’eHaHi naHi 3 mecty ny6ikamiit Chung et. al., 2004%, Farrar et. al.,
2013, Ge et. al., 2012%, Mannaa et. al., 2009%¢, Petit et. al., 2011%,
Zerres et. al., 1997%. Jina nauienris 3i CMA III tumy 6yi10 3acTOCOBaHO
MOKa3HUKH CMEPTHOCTI cepell 3BHUaifHOi KOrOPTH BiJIOBITHOI BIKOBOT
rpynu B Yipaini>.

3a pe3ynbpTaTaMu €KOHOMIYHOT OLIIHKU y MeKax §5-piuHOr0 TOPU30HTY
MO/ICITFOBAaHHS OyJIO OTPUMAHO HACTYITHI pe3yJIbTaTH:

- 19,59 LYG 3 pnomaBaHHsAM pucAMIIaMy J0 HalKpaioi
nigTpumyrodoi  Tepamii, 19,22 LYG gna  Halikpamioi
migTpumyrodoi  tepamii ta 19,45 LYG 3 nmomaBaHHSM
HyCIHEpCEeHY J0 HallKpaloi HiATPUMYI0U0i Tepamii;

- 22,09 QALY 3 pmomaBaHHSM puUCAMIUIAMY JO HaWKpamioi
nigTpumyrodoi  tepamii, 20,22 QALY ans  Halikpamioi
migTpumyrodoi Tepamii ta 21,77 QALY 3 momaBaHHAM
HYCIHEpCEeHY J0 HalKpaIoi iATPUMYI0UO0i Teparnii.

JonaBaHHs pucOUIUIaMy /0 HaWKpamoil MmATpuMyrouoi —Teparii
3abesneuye A HaiBHux naniedTtiB 31 CMA Il ta Il neamGynaTopHoro
tunty poxatkoBi 0,37 LYG Tta 1,87 QALY mopiBHSHO 3 HalKpariow
nigTpumyrodoro tepamiero 1 0,14 LYG ta 0,32 QALY nopiBHsHO 3
JNOJAaBaHHAM HYCIHEPCEHY /O HaMKpamoi MiITPUMYIOUOi Tepartii,
BpPaxXOBYIOUH JTUCKOHTYBaHHS.

3 Po3spaxynok | Kareropii BUTpar, 1110 BKIIFOYEHI B MOJIEIIb!

BUTpAT - Butpatu Ha JI3 s cneundiunoi naroreneTnyHoi Tepamnii CMA
II Ta III Tumis;

- BUTpaTH Ha pouenypy BBE/ICHHS cnenupiyHuX
natoreseTnuHux JI3;

- Butpatu Ha HIIT;

% 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=239.88-
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):e548-53.
https://pubmed.ncbi.nim.nih.gov/15492357/

% 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://www.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/

3 Zerres K, Rudnik-Schéneborn 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
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- BUTpATH HA JIIKYBaHHS MOOIYHHUX pEaKIiii.

Butpatu Ha pucaumiaM BU3HAYAIUCh BiIIOBIIHO 10 KOH(DiAeHIIHHOT
I[IHOBOT TPOIIO3UIIil, 3aIIPOIIOHOBAHOI 3asIBHUKOM, SIKA CTAHOBHTH

I'pH 3a WKy 60 mr, mo Ha - HIDKYE 32 3aJCKIapOBaHy
ONTOBO-BIAMYCKHY IiHY, sika ctaHOBUTH 221 037,30 rpH (Haka3 MO3
Bix 19.01.2021 No72).
JlikyBaHHSI PUCAWIUIAMOM MPOJOBXKYIOTh IMPOTATOM YChOTO JKUTTSL.
BUTpaTH Ha 3aCTOCYBAHHS JIKAPCHKOTr0 3ac00y 3a 1uki cTaHoBATS [

TPH, a Ha PIK — IpH.

Butpatu na HIIT Busnaueno BigmosigHo a0 IlocranoBu KaGinery
MinictpiB Ykpaiau Big 27.12.2022 poky «Jleski nmuTaHHs peasizarii
nporpaMy  JepXKaBHUX TapaHTId MEAWYHOTrO  OOCIIyTOBYBaHHS
HaceneHHs y 2023 poui»4o, Haka3y MiHicTepcTBa COIIANbHOI MOMITUKU
Ne1208 Bim 06.08.2019 “IIpo opranizamiro 3a0€3MEYCHHS OKPEMUX
KaTeropii  HaceleHHs JONMOMDKHMMH  3aco0amMu  peaOimitarii
(TexHiYHUMHU Ta iHIEMH 3acobamu peabiniTamii)**! Ta Hin 3a manuMu
CUCTEMH MyOJIYHMUX 3aKyIiBenb Prozorro.
[lina HyciHepceHy, OTpUMaHa 3a JaHUMHU EJIEKTPOHHOI CHUCTEMH
MyOIiYHNX 3aKYIiBeNb, CTAHOBHTH 2 628 292,76 rpu*?,

Butpatu 3a pe3yabTaraMu MOJAETIOBAHHS:

CykyIiHi BUTpaTH Ha 3asBJICHY IHTEPBEHIIIO (PUCIUILIAM) HA TOPU30OHT
MOJICTIOBAHHS 85 POKIB 13 TUCKOHTYBAaHHAM 3%: _ I'PH.
CykyIiHi BUTpaTH Ha MEMYHY TEXHOJIOTii0 nopiBHsaHHS Nel (Halikpara
HNiATpUMYIOYa Teparis) Ha TOPU30OHT MOJENIOBaHHS 85 pOKIB 3
JTMCKOHTYBaHHSM 3%: TpH.

CykynHi BUTpaTH Ha MEAMYHY TEXHOJIOTII0 TOpIBHAHHA Ne2
(HyciHEpCceH) Ha TOPU30HT MOJIEIIOBAaHHS 85 POKIB 3 TUCKOHTYBAaHHSIM
3%: TpH.

Pi3HM1S BUTpAT y MOPIBHSAHHI 3 HAHKPAIIOO MIATPUMYIOUOIO TEpaIi€ro:
IpH.

Pi3HMLSL BUTpaT y MOPIBHSAHHI 3 HYCIHEPCEHOM: _ T'PH
(3a01aKEeHH).

4 Pesynbratn

InkpemenTanbHM noka3HUK edexktuBHOCTI BUTpar ICER:
- _ rpa/LYG Ta _ rpH/QALY mnopiBHSHO 3
HaMKpaIiow NiATPUMYIOUOI0 TEPaIli€lo;
- TOpPIBHAHO 3 HYCIHEPCEHOM pUCIOUIUIAaM € JOMIHYIOYOIO
TeXHoJoriero (011bI e(h)eKTUBHOIO Ta MEHIII BUTPATHOIO).

AHaJi3 4yTJIMBOCTI

3asiBHUKOM TPOBEAEHO OAHO(MDAKTOPHHWIA aHami3 YyTIUBOCTI, a
pe3ynpTaTd  MpeACTaBieHl Yy  BUIVISLAL  JAlarpamMH-TOPHAJO.
OpnnodakTopHuil aHami3z O0ymno 3aicHeHo nuisxoM 3MmiHu 109 BXigHHUX
napameTpiB Ha +/-49% Ta y Mexax JOBIPUYHMX 1HTEPBATIB JJIs KIIHIYHUX
MOKA3HUKIB.

“Tloctanosa Kabinety minicTpin Ykpainu Bin 27 rpyans 2022 p. Nel1464 “Jleski nutanns peaiizallii mporpamu JepsKaBHHX TapaHTiil MEIUIHOTO
obciryroByBaHHs HaceneHHs y 2023 poui”: https://zakon.rada.gov.ua/laws/show/1464-2022-%D0%BF#Text

“Hakas MinicTepcTsa colianbHoi nofitnkn Ykpainu i 06 ceprms 2019 p.Nel1208 “ITpo opranisaiio 3a6e3neueHHs OKpeMUX KaTeropiii HaceneHHs
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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[Tpu npoBeaeHHI 0AHODAKTOPHOTO aHali3y 4yTauBocTi mokazHuk ICER
JUI PUCIWIUIAMY Yy TIOPIBHSHHI 3 HaWKpAIIOw MiATPHUMYIOYOI0
tepamniero 3aaxoauscs B Mexkax Bizt | T o= QALY o N
- rpa/QALY Ta OyB HaWOLIbII YYyTIIMBUM JO 3MIHU IMOBIPHOCTI
nepexoay 31 CTaHy «CHUIUTh 0€3 MIATPUMKH» B CTaH «CHIUTH 3
MIATPUMKOIOY JIUI HAWKPAIoi MATPUMYIOYO0i Tepartii.

[Tpu npoBeaeHHI OAHO(GAKTOPHOTO aHaII3y UyTIuBOCTI nmokazHuk ICER
JUTS PUCIMILIAMY Y TIOPiBHSIHHI 3 HYCIHEPCEHOM 3HAXOJHUBCS B MEXax
BiA rpa/QALY 1o | rpw/QALY 1a 6ys
HaWOLIBII YyTIMBHUM JI0 3MIHHM BiJHOCHOT'O PU3UKY JUIsI HYCIHEPCEHY Ta
pHCIUIUIaMy JIJIsl IMOBIPHOCTI IIEpeXOAy 31 CTaHy «HE CUAMTH» B CTaH
«CUIMTH 3 MATPUMKOIOY.

IIpunymenns
aHamizy  Ta
O0OMEXEHHS
aHaizy
3asBHHUKA, IO
MaroTh BIUIUB
Ha
pe3yabTaTh
aHaizy
e(heKTUBHOCT
1 BUTpaT

[Tpu noGynoBi Mojeni 0yi0 3po6JIeHO KijbKa MPHUITYIIEHb:

- Mali€HTU MPOTPECYIOTh BiJl OJIHIET pyXOBOI BiXH O HACTYIHOI
MOCJTIIOBHO, Y TAII€EHTIB HEMa€ MOXIUBOCTI «IIPOITYCTUTH
CTaH 37I0pOB’s Ui IIporpecy/perpecy;

- TOKa3HUKU PyXoBOi (YHKII, IO BH3HAYAIUCH 3a IIKAJIOO
MFM32 «koxui 4 wMicami Imig Yac JOCHIIKEHHS, €
penpe3eHTaTUBHUMU AJIs IIOACHHOI PyX0OBO1 (DYHKIIIT;

- YacTKa NOOIYHMX PEaKIii MoB’I3aHUX 3 XBOPOOOK/IIKYyBaHHIM
€ TIOCTIMHOO /IS BCiX CTaHiB 370pOB’S;

- motpeba y JTKyBaHHI PUCAUILIAMOM TPUBATHME ITOKHTTEBO;

- MPUXWIBHICTh MAIli€HTa JI0 JIKapChKOro 3aco0y CTaHOBUTHh

100% npoTsrom ycboro >KUTTS;

- HMOBIpHICTbh NPUIMHEHHS JIKYBaHHS PUCIUILIaMOM Oa3yBajiach
Ha OCHOBI JyMKH E€KCIEpPTIB, OCKIIBKH OYJI0 JHIIE KiJIbKa
MPUIMHEHb, K Moka3zaHo B pociimkenHi SUNFISH, i Bci BoHu
Oynu MoB’si3aH1 3 MOSBOKO (BIALIKOAYBAHHSAM) HYCIHEPCEHY Ha
MOMEHT JIOCHIJKEHHS;

- BIAHOCHAa  €(EeKTUBHICTh  HYCIHEPCEHY  IMOpIBHAHO 3
pucauruiamoM 3a 1mkanoro RULM ekBiBasieHTHa e(peKTUBHOCTI
MporpecyBaHHsl pyxoBoi (YHKIIII, sika MOB’s3aHa 3 MEePEX0I0M
JI0 CTaHIB 3JI0pOB’s, BU3HAUEHMX 3a IKajgoro MFM32.

Otxe, 3a po3paxyHKamMu 3asBHUKA JOJIABAHHS PUCOUIUIAMY JI0 HalKpamioi

niaTpUMyrouoi Teparnii 3adesneuye nogatkosi 0,37 LYG Ta 1,87 QALY nopiBHsHO 3
Halkpamoo miaTpumytouoto Tepamiero 1 0,14 LYG ta 0,32 QALY mnopiBHsSHO 3
JI0JIaBaHHS HyCIHEpPCEHY 10 HalKpaIoi miATpUMyI0U0i Tepartii 111 HaiBHUX MaIll€HTIB
31 CMA II Ta III neamOGynaTopHOTO THITy, BPaXxOBYIOUH AUCKOHTYBaHHS. CyKyIHI
BUTPATH Ha JO0JIABaHHS PUCIUIIIIAMY JI0 HAaWKpaIoi mMATpUMYy0Uoi Teparii (
- IPH) € Ha I'pH OUTBIITUMU TOPIBHAHO 13 CYKYITHUMHU BUTpAaTaMH Ha
HallKpally MATPUMYIOUY Tepamito (| IpH) Ta Ha I'PH
MEHIIMMHU TOPIBHSHO 3 J0JaBaHHSAM HYCIHEPCEHY A0 HalKpamioi HiATPUMYIOUOl
repanii ([ o).

3riIHO MOJIei 3asiBHUKA 3HAYCHHS IHKPEMEHTAJIbHOTO MOKa3HUKA €(eKTUBHOCTI
ButpaT (ICER) npu nonaBanHi pucaumniamMmy A0 HalKpamnoi niATpUMYIU0i Tepartii s
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Haipaux narieHTiB 31 CMA II Ta Il HeamOynaTopHOTO THITY TOPIBHSIHO 3 HAWKPAIIIOIO
nigrpumytouoro teparmieto cranosuts || N TpH Ha pix mogaroro xutTs (LYG)
Ta I'PH Ha PiK JOJIAHOTO JKUTTS, CKOPUTOBAHOTO 3a siKicTio (QALY).

3a yMOBOIO BUKOPHUCTAHHA JIOJJaTKOBUI CIIEHAPII0 MOPIBHSAHHSA 3 HYCIHEPCEHOM
pucauIiaM € OUIbIIl €(pEeKTUBHMM Ta MEHII BUTPATHUM, TOOTO € JOMIHYIOUOIO
TEXHOJIOTI€I0.

Bionogiono 0o wikanu pexomenooganux epanuynux snavenv ICER 6 Ykpaini maxi
sUMpamu € Heeq)eKMUBHUMU, OCKITbKU 3HAYEHHS] NOKA3HUKA eeKmuUgHoCmi eumpam
ICER nepesuwyye 5 BBII na oywy uacenenus (659 720,00 epu). [na po3paxyHky
epanuunux 3uavens ICER 6yno eukopucmarno oani BBII na oywy nacenenus cmanom
na 2021 pix, wo onybnikosani [epcagnor cayaxicoboro cmamucmuku Ykpainu 6i0
11.03.2022%,

YoBHOBa:KEHMM OPraHOM IPOBEACHA OLIHKA eKOHOMIYHOI'0 PO3ALILY A0CHE,
3a pe3yJibTaTaMH SIKOI BCTAHOBJIEHO (aKTOPH, IKi MAIOTh BIUIUB HA pPe3yJbTaT
aHaJIi3y e()eKTUBHOCTI BUTPAT:

1. B 0ocve 3a3naueno, wo HAUKpawa niompumyroua mepanis OJisi NayieHmia 3i
CMA Il ma Il neambynamopnoco muny 6Kuo4ae nepedy8amHHs X8opo2o nio
NOCMINIHUM 00275100M 002110a4d, aMOYIAMOPHUM MA NEePIOOUYHO CMAYIOHAPHUM
Hazni0oM neodiampa, He8poo2a, 2acmpoenmeponoad, Xipypea-opmoneoa 6e3
cneyu@iuHo20 namoceHemu4Ho20 JiKY8awHs. 3a YMOBU NOBHO2O BUKIIOYEHHS
NoKa3HuKie kopucuocmi ooensioaua iz pospaxyukie ICER na QALY ona pucounnamy y
NOPIBHAHHI 3 HAUKPAWO0 NIOMPUMYIOUOI0 MEPANIEI0 3pocme Matice y 08a pasu.

Taxoorc eapmo 3aysadicumu, wo 3a NPUNYWEHHAM 3AA6HUKA ) pa3i cmepmi
nayieHma HNOKA3HUK KOopucHocmi ooensioaya Oyde OO0pieHIo8amu HYa0, WO
exeiganenmuo cmawny cmepmi ooensoaua. 3navenus ICER na LYG 6yde cmanum 3a
BUKOPUCNAHHS 0)0b-5KOI KIIbKOCMI 00271510a4i8 )Y pO3PAXYHKAX.

2. Xoua 6 docwe i 6kazano, wo noyamkosuil 6ik y mooeni cmanosums 10 poxis,
wo 6ionosidac 60a308uUM XapaKmMepucmukam nayicHmie, SKi NPUUHAIU YYachmb
ocHosnomy oocniodxcenni SUNFISH, npome eapmo npuiinamu 00 yeacu, wo
8i0nosiono 0o opyeoi vacmunu SUNFISH 3acmocysanus pucouniamy 0emoHCmpye
Kpauwyy epekmusHicms y nayicHmis , Wo modice
enaunymu Ha xinyesi pezyaiomamu mooenrosanus ICER na LYG ma QALY.

3. Ockinbku 6 nionynkmi 2 nynkmy 3 Buchoeky 3asHaueno, wo npu Henpsmomy
nopieHaHHI 3 Kopueysanuam eiominnocmeti (MAIC) pucounnamy ma HyciHepcewny He
MOJACIUBO CHpPOCMYBAMU YU NIOMEepOoumu KIIHIYHY nepesazy 00HO20 YU IHUIO020
JIKApCbKo20 3acoby uepe3 Gniue KOpPU2y8aHHs Xapakmepucmuk NayieHmié Ha
CMAmMUCmMuyHy NOMYNCHICMb pe3yIbmamie ma 2emepoceHHICmb, SKY He 60al10Ch
NOBHOYIHHO CKOPU2Y8AMU CIMAMUCMUYHUMY MemOoO0amuy, NOMPIOHO 3 00epedCHiCmIo
IHmepnpemygamu  OmMpuMAaHi 3HA4eHHs HapMaKOeKOHOMIUHO20 aHANi3y Npu
NOPIGHAHHI PUCOUNIAM)Y MA HYCIHEPCEH).

“hitps://ukrstat.gov.ua/express/expr2022/03/25.pdf
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4. B ananizi uymaueocmi sumpam 3as6HUK He BKIIOUUB YIH) HYCIHEPCEH) 00
napamempis, wo MarOmev 6NIUE HA [HKPEMEHMANbHUl NOKA3HUK epexmugHocmi
gumpam, ooHax 6yno ecmanogneno, wo noxasuux ICER € uymaueum 0o 3minu yinu
HYCIHepceHy, [ npu 3MIHI YIHU HYCIHepCeH) HA 0OPAHUL 3AsI8HUKOM ) 00CbE 8I0COMOK
3MiHU 6XIOHUX napamempis, a came Ha +/-49%, ICER 6yoe 3Haxooumuce y mexicax 8io

T -»:/04LY oo epu/QALY 3a pesynemamamu auanizy
“eumpamu-kopucmsv”’ ma 6i0 epn/LYG oo | N :p1/LYG 34

b

pe3yibmamamu ananizy ‘“‘eumpamu-e@dekmusHicms .

4) na”i moOa0 pe3yJbTATiB €KOHOMIYHOI JOIUIBHOCTI B YACTHHI aHAJI3y
BILUIMBY HA NMOKA3HUKH OKOIZKETY

3asBHIKOM OyJI0 MPOBEACHO aHalli3 BIUIMBY Ha MOKAa3HUKHU OIOKETY JT0/IaBaHHS
pUCAMIUIAaMY [0 HaWKpamoi NIATPUMYIOUOi Tepamii MOPIBHSHO HAMKpPAaIloro
MIATPUMYIOUOIO TEpAMI€I0 Ta OJAaBaHHS HYCIHEPCEHY J0 HalKpanioi NiATPUMYIOUOi
Teparii Ha MiCTaBl HE3MOIEIbOBAHNX HEUCKOHTOBAHUX MPSMUX METUYHUX BUTPAT.

Po3paxyHOK KIUIBKOCTI TMAall€HTIB, 110 OyJl0 3I1MCHEHO 3asBHUKOM, OYyJ0
MPEACTABICHO y NyHKTI 3.1 maHoro BUCHOBKY. OCKUIBKM MPOTHO3 CMEPTHOCTI
3QJIEKUTH BIJ Tepallii, IKy OTPUMYIOTh MAaLI€HTH, I PO3PAXYHKY CMEPTHOCTI OyIJI0
BUKOPUCTAHO MATPUIIIO BIPOT1THOCTI CTaHIB 3 Mojiesli MapkoBa.

JUis crpoleHHsI pO3PaxyHKIB 3asBHUKOM OyJl0 YMOBHO MpPHUHMHSATO, IO BCi
NalieHTH MalTh Macy Tija Oiabine 20 Kr, 1, BIAMOBIAHO, JJI aHai3y BUKOPHUCTAHO
n03yBaHHs 5 Mr/m00y.

Pe3ynbratu aHainizy BIUIMBY Ha MOKa3HUKHU OIOJKETY JI0aBaHHS PUCIUILIAMY J10
HaWKpamioi MATPUMYIOYOi Tepamii MOPIBHSHO 13 HAWKPAIOKw MiATPUMYIOUYOIO
Tepamiero s JiKyBaHHs HaiBHUX nanieHTiB 31 CMA II ta Il neamOynaropHoro tTumy
MPEACTABICHO y Ta0auI 9.

Tadoauusa 9. Pe3ynabTaTu aHanizy BIUIMBY Ha MOKa3HUKU OIOKETY OAaBaHHS
pUCAMIUIAMY 1O HalKpalioi MIATPUMYIOYOi Tepamii MOPIBHAHO 13 HaMKpaIlolo
MIITPUMYIOUOI0 Teparieto s JikyBaHHA HaiBHUX marieHTiB 31 CMA II Ta III
HEaMOYJIATOPHOTO TUITY

Pik

2023 2024 2025 2026 2027
KiapkicTs manicHriB
Kinekicte  marmienris, | 166 178 190 201 210
SKi oTpeOyIoTh
JiKyBaHHS ™
Mirounii cueHapiii — 6e3 | 166 176 187 195 202
BTPYYaHHS: KIJIBbKICTh
MAI€HTIB, SIK1
BUKOPHCTOBYIOTh
HalKpanry
HMiATPUMYIOTY
Tepario**
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OrOJKET, TPH

Hirounii cuenapiii — 6e3 | 0 0 0 0 0

BTPYYaHHS: KUIBKIiCTBh

MAI€HTIB, IS SKHAX

TUIAHYETHCS

BUKOPHCTOBYBATH

pHCaMIUIAM

HoBuit cuenapii — 3| 0 0 0 0 0

BTPYYaHHSAM: KUIBKiCTh

MAaIl€HTIB, SIK1

BUKOPUCTOBYIOTb

HalKpamty

MATPAMYIOTY TEPaIIifo

HoBuit cuenapii — 3 | 166 176 187 195 203
BTPYYaHHSM: KiJBbKICTh

MaIi€HTiB, I SKUX

TUIAHYETHCS

BUKOPUCTOBYBATH

pucnummam **

Burpartyn Ha BCIO OMYJISIIIFO MAIIEHTIB, TPH

Tlitounii — cuenapiii M T T
BUTpaTH y  cXeMi

JKyBaHHS 0e3

BTPYyYaHHs, TpH

Hosait cuenapiic — | [ RN (I D N BN
BUTpaTH y  cXeMi

JKyBaHHS 3

JIOCITIKYBaHUM

3asBJICHUM JIIKapCHKUM

3aco00M, TpH

-smx wrrperr [ AN (T ' D BN
pHUcaMIUIaM, TPH

Honarcosnii erones o | [ RN [ HE D BN

*KimbKicTh 3a3HaueHa 0e3 ypaxyBaHHS MMOKa3HUKIB CMEPTHOCTI
**KinpKkicTh 3a3HaUeHA 3 ypaxXyBaHHIM MTOKa3HHUKIB CMEPTHOCTI B 3aJIC)KHOCTI Bifl 00paHoi Tepartii

OTtxe, 3a pe3ysbTaTaMH aHali3y BIUIMBY Ha MOKa3HUKHU OIOHKETY MOPIBHSHO 3
HAWKpaIow MiATPUMYIOUOIO TEpaIi€ro, MPHU 3acTOCYBaHHI CIICHAPiI0 J01aBaHHS
pUCIUIIaMy A0 HaWKpamioi MiATPUMYIUoi Teparii, ToOTO MOBHOTO TEpexojy Ha
J0/IaBaHHSI HOBOT MEMYHOT IHTEPBEHIII1, 10JaTKOBUI BIUTMB Ha O0OIKET CTAHOBUTHUME

rpH y nepuuii (2023) pik Teparmii, 1, BpaXOBYIOUM BI)KMBAHICTh Ta
npupict nomyimnii, 6yxe mocriitro 3pocratu ta cranoputuve || e sa
’situit (2027) pik Tepamii. BignmoBigHO 0 peKOMEH0BaHOT IITKAIU OIIHKU BIUTMBY Ha
OI0JKET IIIOJI0 BUTPAT Ha 3asBJICHUN JIIKAPCHKUI 3aci0 B YKpaiHi Ha IMICTaBl JaHUX
JIep>)KaBHUX BUTPAT HA JIKapchki 3acobu y 2021 porri, moka3aHo, 10 Mpy JT0JaBaHHI
pUCAUIUIAMY J0 HaWKpamoi maTpuMyr0doi Teparnii BIUTUB Ha OOKET 010 BUTPAT
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Ha 3asBJICHUI JIKapChbKUM 3aci0 mpotaroMm 5 pokiB Oyzae BenukuM (Oinbire 100 mimH
I'PH).

llpu 0ooasanni pucouniamy 00 HAUKPAWOI NIOMPUMYIOUOI mepanii 6naue Ha
O10001cem w000 eumpam HaA 3AA6NIeHUll JIKAPCbKUUl 3aciO npoms2omM 5 pOKi
nepesuwiyysamume nopie ¢inarncogoi oocmynunocmi (176 man epu) y --- pasis,
3A/1€IHCHO 8I0 POKY NPOCHO3YEAHHSI.

Takox 3assBHUKOM OyJIO JOJATKOBO HA/IaHO 3MOJICILOBAHUM ClLIEHApid aHami3zy
BIJTUBY Ha OIODKET JOJABaHHS PUCAUILIAMY JI0 HAWKpAIIOl MiATPUMYIOYOi Tepamii
MOPIBHSHO 3 JIOJaBaHHAM HYCIHEPCEHY [0 HaiKpamioi MiATPUMYIOYOi Teparii.
PesynbraTi BIJIMBY Ha TMOKa3HUKU OIOJDKETY pHUCOUIIIAMY TMOPIBHSHO 13
HyCiHepCeHOM JiJIs JTiKyBaHHs HaiBHUX maiieHTiB 31 CMA II Ta 11l neambynaropHaoro
Tuiy O0yno npeacTtasieHo y Tadmauui 10.

Taoauus 10. Pe3ynpTaTi aHani3y BIUIMBY HA MOKA3HUKH OIOJIKETY PUCIUILIAMY
MOPIBHSHO 13 HYCIHEPCEHOM JJIs JIIKyBaHHS HaiBHUX mnauieHTiB 31 CMA II ta III
HEeaMOyJIaTOPHOTO TUITY

Pik
2023 2024 2025 2026 2027
KiapkicTs manieHriB
KinpkicTh naiieHTiB, 166 178 190 201 210
SIKi TIOTPEOYIOTH
JiKyBaHHS ™
Cuenapiit 1: 166 176 187 195 203

KIJBKICTH HAIll€HTIB,
SIKi BUKOPHCTOBYIOTh
HyciHepceH**

Cuenapiii 1: 0 0 0 0 0
KITBKICTh MaIli€HTIB,
JUTSL SIKUX TUTAHYEThCS

BUKOPHCTOBYBATH
pHcaAUILIIaM

Cuenapiii 2: 0 0 0 0 0
KIJBKICTh MAII€HTIB,
SKi BUKOPHUCTOBYIOTb

HyCiHEpceH
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Cuenapiit 2: 166 176 187 195 203
KIJBKICTH HAII€HTIB,
JUTSL SIKMX TUIAHYEThCSI

BUKOPUCTOBYBATH
pucaumiam**

Butparyu Ha BCIO NOMYJISLIIO NALI€HTIB, IPH

Cuenapiit 1 —
BUTPATH Y CXeMi
JKyBaHHS
HyCiHEepCEHOM, TPH

Cuenapiii 2 —
BUTPATH Y CXeMi
JKyBaHHS
pHUCIMIUIAMOM, TPH

- 3 HUX BUTpaTH Ha
pHUcaMIUIaM, TPH

1|
1

LB
L___iBn__ B
L _ =
LB B

BB Ha OroKer,
IpH

*KinpkicTh 3a3HaueHa 0e3 ypaxyBaHHS MOKa3HUKIB CMEPTHOCTI
**KinbKicTh 3a3HaUeHa 3 BpaxyBaHHSIM MOKa3HUKIB CMEPTHOCTI B 3aJIEXKHOCTI BiJl 00paHoi Tepartii

OTxe, 3a TPUMNYHIEHHSM 3asBHUKA Yy BHUIIAJKY, SKIIO HYCIHEpCeH OyB
3arajJbHOBKUBAHOIO MTpakTUKoI0, pu 100% mepexo/ii Bijl 3aCTOCYBAHHS HYCIHEPCEHY
110 3aCTOCYBaHHS pUCIHILIAMY, JIEpKaBa MOXKE 3a01aAUTH IpH y IEpIINI
(2023) pik JiKyBaHHS 1, BpPaxOBYIOUM BWKMBAHICTb, MPHUPICT MNOMyJsALIi Ta
0COOJIMBOCTI 3aCTOCYBaHHS HYCIHEPCEHY, 3a011aJ[?)KEHHSI MOXKYTh MOCTIHHO 3pOCTaTH 1
CTaHOBHUTH _ rpH Ha 'atuid (2027) pik JiKyBaHHS.

Xoua 6 mnpedocmaenenHomy cyeHapii npomscom 5 poxie Mmocyms Oymu
3A0WaA0NCEHHS, 3AABHUKOM 0)I0 HEKOPEKMHO THMEPRPEMOBAHO pe3yIbmamu aHali3y,
OCKIIbKU MAKCUMATIbHI 3A0WAONCEHHST MOJNCYMb CHOCMEPIcAmucs 6 nepuuil pik
3aCmMOCy8anHts, a 8 HACMYNHI POKU BOHU 3MEHUYIOMbCS MA MONCYMb KOAUBAMUCSL 8
meacax 6io || KGN oo N - 3 02120y na me, wo sionosiono oo
IHCMPYKYii O MeOUHYHO020 3ACMOCY8AHHS HYCIHEPCEeHY 6 nepuiuil piK NiKyS8aHHs
HYCIHEepCeHOM NAayieHm npUutMac dilbuie 003, HIJC Y 8Ci HACMYNHI POKU, A BIONOBIOHO
00 cyenapiio 3as8Huka eci nayieumu ¢ 2023 poyi auuie po3noyuHamv iKye8aHHs
HYCIHEepCeHOM.

5) mani moa0 KoOpeKTHOCTI iH(popmalii NPpo HasABHICTHL a00 BIACYTHICTH
€KOHOMIYHHUX Ta KJIHIYHMX IepeBar 3aCTOCYBAaHHSI JIKApCHKOIro 3acoly
NOPiBHAHO 3 IHIIUM JIKAPCHLKHUM 32c000M 200 iHIIOK MEAUYHOI0 TEXHOJIOTIECI0
(a00 iX BIICYTHOCTI), HAJIaHi 3aSIBHUKOM.

Bubip Haiikpamoi OIATPUMYIOYOi Tepamii OCHOBHHUM  KOMIAapaTopoM
OOTpyHTOBAaHUW Ta TPUUHITHUN, OCKUIBKM Hapasl IIeé € MOTOYHOI IPaKTUKOIO
3aCTOCYBaHHS y HaWOUIbIIOI KUTHKOCTI naiieHTiB 13 CMA B YkpaiHi. B Toif ke yac
PO3MIISIHYTO JIKApChKUH 3aci0 HyCIHEPCEH B paMKaxX J0JaTKOBOTO aHATI3y KIIHIYHOI
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e(eKTUBHOCTI, O€3MeKH Ta E€KOHOMIUHOI MOIIBHOCTI, OCKIIBKH ISl JIIKAPCHKOTO
3aco0y HyciHepceH npoBeneHo aepxkaBHy OMT mist mikyBanus nartieHTiB i3 CMA 11
THUITY Ta BiAMOBiaHO 10 Haka3zy MO3 Ykpainu Bix 20.10.2023 Ne 1837 "IIpo BHeceHHS
3MIHM 10 Haka3zy MiHicTepcTBa OXOpOHU 370poB'st Ykpainu Bif 12 nucromana 2021
poky Ne 2521" mepenbaueHo yTBOpPEHHs MEPErOBOPHOI TPyl 3 MUTaHb JIOTOBOPIB
KEPOBAHOTO JIOCTYIY Ta MOYaTOK MPOBEIECHHS MEPEroBOPiB ISl JIKAPCHKOTO 3ac00y
HYCIHEpCEH.

3a pesynbraramu npoBeAeHoi Aep:kaBHoi OMT BcraHoBiieHO, 10 1H(OpMaIis
III0JI0 HASBHOCTI KJIIHIYHUX TIepeBar 3acTOCYBaHHS PUCIUIUIAMY IIOPIBHSHO 13
3aCTOCYBaHHSAM HallKpamioi maTpuMyrodoi Teparii a1 HaiBHuX narieHTiB i3 CMA 11
Ta HeaMmOynaropHux mamieHTiB 13 CMA Il tunis 3a ganumu gocmimxenas SUNFISH
yactuHa 2 (myOmikarii Mercuri et al., 2022 ta Oskoui et al., 2023) HagaHa KOPEKTHO.
Pucnumiam mopiBHO 3 HaWKpalllow MiATPUMYIOUOIO TEpaIi€r MpOoJEeMOHCTPYBaB
KJIIHIYHY niepeBary y HaiBHuX nanieHTiB i3 CMA Il Ta HeamOynaTtopHUX HaIli€HTIB 13
CMA I Tumi, 30kpeMa II0JI0 3MiHU BiJ 06a30Boro piBHs y Oamax 3a MFM32 Ha
MOYaTKy AOCITIDKEHHS Ta depe3 12 MicsIiB, cepeaHs pi3HUI Yy 3MiHI 3a MCTOI[OM
HalMEHIIINX KBaJpaTiB CKJaja
YJaCTKM MAaIll€HTIB 31 3MiHOI0 Oana 3a MFM32 > 3 onunwmii Bix 6a3oBoro piBHs OR

3MiHH B1J 6a30Boro piBHs y 6anax 32 RULM Ha
; 3MIHH B1J] 6a30BOT0 PiBHS y Oayiax
3a SMAIS 13 cTaTUCTUYHO 3HAYYIIOK PIZHUIICI0O HECKOPUTOBAHOTO 3HAYCHHS P,

cepeHs Pi3HUIlI B 3MiHI Ha
. PesynpTatu cioctepekeHHs NalieHTiB uepes 24 micsili

JIKYBaHHS PUCAUILIAMOM B IIUPOKIH 1 KIIIHIYHO HEOTHOPIH1MA MOMYJIAIIi TAII€EHTIB -
JIiTeW, MNNTKIB 1 Jopociux 3 mi3HIM mnoyaTkoM CMA 1 pi3HOI TpUBaJIOCTI
3aXBOPIOBAHHS CBIAYMIIM TPO CTAOUTI3AI[il0 Ta MOKPAIIEHHA PYXOBOi (PYHKIIi B
TMaIE€HTIB.

Anamiz 0Oe3nekd y JOChe IS TOPIBHSHHS pHUCOUIUIAMYy Ta HalKpamoi
MiATPUMYIOUOi Teparii mpeacTaBieHuit 3a pesyiabratamu gociimxenHs SUNFISH
gactrHa 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 maitieHTiB Ta y 354 mamieHTiB 3 Tpynu 1mamne6o. 3arajbHa KiIbKICTh MAIlIEHTIB,
ax1 maym > 1 cepito3aux 1P B rpymi pucaumiamy cranoBuina 24 marienata (20%) ta 11
namieHTiB (18%) B rpymi mnane6o. B 000X rpymax crocTtepexeHHs JieTaabHUX
BUIIAJIKIB HE CIIOCTEpiranoch. [HdekIi nuxaapHuX NUISIXiB, Ha30(PapUHTIT, MPEKCis,
rOJIOBHUM OUTb, Jiapesi, OJIOBaHHS, Kalleldb, OpOHXIT BiAOynucs y Outbil HiXK 15%
NanleHTIB y Oynb-akii rpymi jgikyBanHs. [1P, siki moBimommsuics Ha >5% yacriie B
rpyni puUCAMIUIaMy, HDK Yy Tpyni mianedo Oynu Mmipekcis, aiapes, BUCHIL, BUPA3KU
POTOBOI OPOKHUHM 1 aDTO3HI BUpPA3KH, 1HPEKIIT CEUOBUBIIHUX ILISAX1B, apTPaTisl.
Uepes 24 micsini gikyBaHHs podiab OE3MEeKH BIAMOBIAAB pe3yabTaTaM O0e3MeKH Mics
12 MicCsI11iB JTIKyBaHHS.
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YTOBHOBa)KEHUI OpraH MOTOHKYETHCS 3 TBEPHKCHHSIM 3asBHUKA TIPO Te, 110 3a
PE3yJIbTaTOM OILIIHKU BITHOCHOI €()eKTUBHOCTI Ta O€3MEeKH PUCIUIIIAMY MOPIBHSIHO 3
HYCIHEpCEHOM HEMOXJIMBO MIATBEPAUTH 200 CIPOCTYBAIH KIIiHIYHI TIEpeBaru TOro 4u
1HIIOTO JIIKapChKOTO 3ac00y uepe3 BIIUB KOPUTYBAHHS XapaKTEPUCTHK MaIll€HTIB Ha
CTaTUCTUYHY MOTYXHICTb pe3yJibTaTIB Ta TIETEPOreHHICTh, $Ky HE BJAJIOCh
MNOBHOLIHHO CKOPUTYBaTH CTATUCTUYHUMHU METOJIaMHU.

Jlig po3paxyHKy NOTpeOU 3asiBHUKOM OyJIM BpaXOBaHI MOKAa3HUKH MOIIUPEHOCTI
3a nanumu Xb® “Ilitn 13 CMA” Ta cIpOrHo30BaHO 3aXBOPIOBAHICTH 32 CBITOBUMU
JaHUMHU Ta JaHUMU Jlep>kaBHOI CIy>KOM CTATUCTUKH YKpaiHu, IO € MPUHHATHUM
MIIX0/I0M, IPOTE IMOTpeda OXOPOHU 3JIOPOB'SE B 3asBJIECHOMY JIIKAPCHKOMY 3aco0i,
pO3paxoBaHa 3assBHUKOM, 3aJIMIIAETHCS OPIEHTOBHOI, OCKIIBKM CTATUCTUYHI JaHi
came nauieHTiB 13 CMA B YkpaiHi BIACYTHI.

Pe3ynbpTaTy mpoBeAEHOro 3asBHUKOM aHalli3y €(QEKTHUBHOCTI BUTPAT CBIAYUTH
PO T€, IO TOAaBaHHS PUCAUIUIAMY 10 HAUKPAILOl MITPUMYIOYO] Teparii Mae T0AaHy
€(EeKTUBHICTh Ta KOPUCTb, MPOTE € OUIbII BUTPATHUM MOPIBHSIHO 13 HAMKPAILIOIO
MIATPUMYIOUOIO Tepamiero. [HKkpeMeHTabHui Toka3HUK edektuBHocTi BUTpaT ICER
nepesuinye 5 BBII Ha qymry HaceneHHs, a TOMy BUTPAaTH Ha JOJaBaHHS PUCIUAILIAMY
70 HalKpamoi MiATPUMYIOYOi Teparii € Hee()eKTUBHUMHU MOPIBHSAHO 3 HANKpaIloro
HOIATPUMYIOUOIO TEpaIi€ro, MO0 € KOPEKTHUM. TakoX puUcaumiaM € JOMIHYIOUOIO
TEXHOJIOTI€I0 B J0JaTKOBOMY CIIEHapii MOPIBHSIHO 3 HYCIHEPCEHOM, OJJHAK OCKUIbKU
HEMOJKJIMBO CIIPOCTYBAaTH YM MIATBEPAMTH KIIHIUHY IEpeBary OJHOTO YU 1HILIOTO
JIKapChbKOTO 3aco0y uepe3 BIUIMB KOPUTYBAHHS XapaKTEPUCTUK MAIEHTIB Ha
CTaTUCTUYHY TIOTYXKHICTh PpE3yJbTaTIB Ta TETEPOTCHHICTh, 5Ky HE BJAJIOCh
MOBHOI[IHHO CKOPWUTYBaTH CTAaTUCTUYHUMHM METOJAaMHU, MOTPIOHO 3 OOEpEeXHICTIO
IHTEpPNPETYBAaTU OTPUMAHI Pe3yIbTaTH (apMaKOEKOHOMIYHOTO aHAII3Y.

3a pe3ynpTaTamMH aHaii3y BIUIUBY Ha OMO/KET BCTAHOBIICHO, IO JIOJaBAHHS
pUCAMIUIAMY 10 HaMKpamoi MIATPUMYIOYOi Tepamii € OuIbIl BUTPATHUM, HIX
HalKpallla miATpUMyto4a Teparis, M0 € KOpeKTHUM. J[0JJaTKOBUIA BILJIUB Ha OIOJKET
moxe xomuBatich Bix | o o [ = opr nonasanni
PUCAUIUIAMY JI0 HaWKpaIoi MmITpuMyro4oi Teparrii. BilmnoBiHO 70 peKOMEHI0BaHO1
IIIKaJIM OIIHKY BIUIMBY Ha OIOJDKET IIOAO BUTpAT Ha 3asABIICHHM JIIKAPCHKUH 3aci0 B
VYkpaini Ha miACTaBl JaHUX JEp’KaBHUX BUTpAT Ha JiKapchbki 3acobu y 2021 pori,
MOKa3aHo, IO INPH JIOJAaBaHHI PUCIUIIAMYy JIO HAWKpaIloi MiATPUMYHOYOi Teparii
BILJTUB Ha OIOKET 100 BUTPAT HA 3asBJICHUN JIKAPCHKHM 3aci0 MPOTATOM 5 POKIB
Oyne Bemukuit (O6utbmie 100 MutH TpH) Ta TepeBUIlyBaTUME MOPIT ¢iHAHCOBOT
nocrynocti (176 mmn rpu) v [ HI pasis, sanexuo Bix poxy nporsosysanns. 3a
NPUITYIIECHHSM 3asBHUKA, KO HYCIHEPCEeH OYB 3arajJbHOBKHUBAHOIO MPAKTUKOIO, TIPU
100% mnepexo/i BiJi BUKOPUCTaHHS HYCIHEPCEHY 10 BUKOPUCTaHHS PHUCAMILIAMY,
JepKaBa MOXKE 3a0LIaJUTH BiJl TPH J0 TpH, IPOTE JAaHUN
CIICHapid € MOJCJIBPHUM Ta HE BIJNOBIJA€ 3arajlbHOBXKHBAHIM peajbHIM KIIHIYHIN
PaKTHUIIL.
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4. PexoMeHaamii moa0 BKJIYEHHS (BUKJIIOYEHHS) JiKapCcbKOro 3acoly /10
(3) HanioHaJIbHOTO mepesiKy OCHOBHHX JiKapchbKHX 32c00iB Ta (a00) nmepeJikis,
110 3aKYNOBYIOTHCH 32 KOIITH JEP:KABHOI0 OIO[KeTYy /Jisi BUKOHAHHA MPOrpam
Ta 3AilCHEHHS WLEHTPAJI30BAaHMX 3aX0JiB 3 OXOPOHM 3710poB’si, Ta (abo)
peKoMeHAalii MoX0 3aCTOCYBAHHSA JJIsl IlJIeH OXOPOHM 30POB’Sl JIIKAPCHKOI0
3aco0y, omJjiara, 3aKymiBJisi a00 BIAIIKOIYBAHHS BAPTOCTi IKOT0 3AilICHIOETHCH 3
METOI0 BUKOHAHHS PerioHaJbHUX HUIBOBHX MPOrPaM 3 OXOPOHHU 3/10POB’s, 110
MOBHICTIO YM YaCTKOBO (PiHAHCYIOTHCS 32 PAXYHOK KOIUTIB MicIeBHX OIO/:KeTiB,
Ta (a00) pexkomMeHaamil MOA0 YKJIAAeHHA a00 NMPOJAOBKEHHS il (MPOJIOHTAILI)
JOTOBOPIiB KEPOBAHOI0 A0CTYNy Ta (a00) iHIII pekoMeHaaNii y pa3i He0OXiIHOCTI
YXBaJIeHHsI pillleHb B CHCTeMi 0XOPOHM 3/10POB’sl.

Bignosigno ao nn.2 m.6 Ilopsiaky mpoBeAeHHS JIEpKaBHOI OIIHKKA MEIUYHUX
TEXHOJIOT1i, 3aTBEPJKEHOro mnoctaHoBolo Kabinery MiHicTpiB YkpaiHu BiJ
23.12.2020 Nel1300, Oysio mpoBEAEHO AEpPXK ABHY OLIHKY MEIWYHUX TEXHOJOTIN IS
JKapChKOro 3aco0y pUCAMIUIAM 3a MOKa3aHHSAM: JIKyBaHHS HAiBHHMX MAIll€EHTIB 5q-
acoliiioBaHoi cmiHaibHOI M’s130B0i aTtpodii Il Tuny ta HeamOynaropuoro III Tumy
I[0JI0 MOKJIMBOCTI 3aCTOCYBaHHS MPOLEAYP KEPOBAHOTO AOCTYMY 3TIIHO MOJIOXKEHb
noctanoBu Kabinety MinictpiB Ykpainu Big 27.01.2021. Ne61 «/leski muTaHHs 1010
JIOTOBOPIB KEPOBAHOIO JOCTYIly Ta 3yNMHEHHS [ii ab3amy IepIIoro IyHKTy 12
noctanoBu KaGinety MinicTpiB Ykpainu Big 25 6epe3ns 2009 p. No 333y.

Bianosinno no mn.22 Tlopsiaky mpoBelneHHS ACp>KaBHOI OIHKA MEIUYHHX
TEXHOJIOT1H, 3aTBepkeHoro nocraHororo KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOB)XEHOTO OpPTaHy Ma€e peKOMEHIALIMHII XapakTep.

3a pesynbTaTaMu 0araToleHTPOBOrO, MOABIMHOTO CIINOTO, PaHIOMI30BaHOTO,
manebo-kouTposiboBaHoro, (aszu I mocmimkenns SUNFISH wactuna 2,
NCT02908685 (myOmikariii Mercuri et al., 2022 ta Oskoui et al., 2023) npu nopiBHSHHI
pUCAMIUIAaMY Ta HalKpamoi HIATPUMYIOUOl Tepamii y HaiBHUX TNAali€HTIB 13
CIiHAJIbHOIO M's130BOI0 aTpodiero II ta Il TumiB BCTaHOBIEHO HASBHICTH KIIIHIYHHUX
repeBar pUCIUILIaMy II0JI0 3MIHU BiJ 0a30BOro piBHS y Oajax 3a MIKaJoK OI[IHKU
pyxoBoi (PyHKIIT mpu HEpBOBO-M'si30BUX 3axBoproBaHHsx (MFM32) na mouarky
JOCITDKeHHS Ta yepe3 12 MicAIiB 3a METOI0M HAaiMEHIIIUX KBaJpaTiB

, 3M1Ha y 301IBIIIEHH] KUIJIBKOCT1 OaJliB TTOPIBHSIHO 3
0a30BMM pIBHEM CBIYUTH MPO TMOKPAIIEHHS PYyXOBOi (PYHKINT 3a MOXKIHUBICTIO
BISTaHHS (MPUBENCHHS PYKH JO TPOTHUIICKHOTO Iieda JJIsl BJASTAHHS BEPXHBOT
YaCTUHU TUIA), PYXJMBOCTI/MOOUTRHOCTI (BCTaTH TMICHS CHAIHHS Ha TiJI031),
camoomoMoru (IOKJIacTH Iepeariads Ta\ado KHUCTh Ha CTLT JUISI CaMOCTIHHOIO
npuiioMy 1), TIAHATTS Ta YTPUMaHHS MPEAMETIB (30UpaHHs Ta yTpUMaHHS AP1OHUX
npeaMeTiB), (pI3MYHOI aKTUBHOCTI (X0ap0a 1Mo JiHii, CTpUOKHM), HamMcaHHs (ITMCbMO
a00 MaJtOBaHHS 3a JOMOMOTOI0 PYYKH) TOIIO; YAaCTKU MAIll€HTIB 31 3MIHOIO Oasa 3a
IIKAJIOK OLIIHKKA PYXOBOI (DYHKIIIT IpU HEPBOBO-M's130BHX 3axBoproBaHHsIX (MFM32)
> 3 oxuHMII BijJ 6a30BOTO PiBHS

; 3MIHM BiJ1 06a30BOro piBHA y 0Oanax 3a MOAYJIEM
JUIS OLIHKM BepxHiX KiHIIBOK (RULM) Ha
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. 0 CBITWMTH MO MOKPAMICHHA

MPOKCUMAJILHOI Ta AUCTATBHOI pyX0BO1 (DYHKIIIT BEpXHBOI KIHI[IBKH (TIEPEHECEHHS PYK
3 KOJIIH Ha CTUI, MaJIOBaHHS JiHII B3JOBX IMONEPETHHO HAIPYKOBAHOI JIiHII, HE
BIJIpUBAIOYH PYKH BiJl ANepy, HATUCKAHHS KHOIIKH OJHIEI0 PYKOIO, MiJHECEHHS Baru
200 r 1o pora, HiAHATTS 000X PYK HaJ roJIOBOIO - BIIBEJICHHS IljIeya, MITHATTS PyKU
BUIIIC PIBHS IUI€Ua - 3rUHAHH IjIeda TOINO); 3MIHM BiJl 0a30BOTO piBHA y Oanax 3a
mkanoro Hesanexuocti crinansaoi M'szosoi atpodii (SMAIS) xa |GGG

, 110 CBIIYHUTH po
3MEHIIIEHHS 3aJIe)KHOCTI IMAIIEHTIB 13 CMIHAIBHOIO M'130BOI0 aTpOdi€0 BiJl IOTOMOTH
JIOTJISA/1a41B Y BUKOHAHHI MTOBCSIKJICHHUX /11 (HaMpUKiIad, TPUHOM 1K1, KyITaHHS TOIIIO).
To6T0 pe3ynbraTtu aHanizy epeKTUBHOCTI MPU MOPIBHAHHI pUCAUILIAMY Ta HalKpaIol
MIATPUMYIOUOi TEpaii 3a MPeJCTaBICHUMH BUIIE IKAJIAMU CBITYaTh PO BIACYTHICTh
MporpecyBaHHs 3aXBOPIOBAaHHS Ta TOKpalIeHHS pyxoBoi QyHkmii. Pesymprar
cyorpynoBoro aHanizy (iHdopmaliisi € KOH(DIICHIIHHO) MOKa3aB, 110 3a IIKaJIOI0
OLIHKA pPyXoBOI (QYHKIiI NpH HEPBOBO-M'S30BUX 3axBoproBaHHsX (MFM32)
3aCTOCYBaHHS PUCAUIUIAMY IOPIBHAHO 3 HAMKpallol MOIATPUMYIOUOIO Tepami€ro
JEMOHCTPYE Kpaury €(hEeKTUBHICTb Yy MAI[IEHTIB

[loxo mopiBHsIIBHOT Oe3nexu (myoOumikarii Mercuri et al., 2022) yepe3 12 micsiis
CIIOCTEPEKEHHS, TO 3arajbHa KUIBKICTh MOOIYHUX PEAKI[id B TPyMi PHUCAUILIAMY
croctepiraiach B 789 marfieHTiB Ta y 354 maiieHTiB 3 rpynu ruiaine0o. 3araibHa
KUIBKICTb NALIEHTIB, SIK1 MaJId > | cepH03HMX MOOIYHUX PEaKLiil B Pyl PUCAUILIIAMY
craHoBuia 24 nauientu (20%) ta 11 namienTis (18%) B rpymi mnane6o. B 060x rpymax
CIIOCTEPEKEHHSI JIeTalbHUX BHUMNAAKIB HE croctepiranoch. [Hdekmii auxalbHUX
HUISX1B, HA30(DapUHTIT, TIPEKCisl, TOJIOBHUM O1i1b, 1apesi, OJIr0BaHHS, Kalieab, OpOHXIT
BiIOynucs y Outbil HXK 15% nanieHTiB y Oynb-akiid rpymi jdikyBaHHA. [loOiuHuMU
peakiisiMu, SKI TOBIAOMIISIIUCH Ha > 5% dacTille B rpymi pUCAUILUIAMY, HIXK y TpyIIl
rianie6o Oymiu mipekcis, giapesi, BUCHI, BHUPAa3KU POTOBOI MOPONKHUHHU 1 adpTO3HI
BUpPa3KH, 1HPEKIT CECHOBUBIAHUX MUISIXIB, ApTPAIITISL.

3a pe3yabTaTaMHM IPOBEAEHOTO HENPSIMOrO TOPIBHSHHSA 3 KOPUTYBAHHSAM
BinminHocTel (MAIC) pucnumiaMy Ta HYCIHEpPCEHY BCTAaHOBIICHO, IO HEMOXKIJIUBO
MIATBEPAUTH a00 CIPOCTYBAIW KIIHIYHI TEpPEeBard TOTO YH I1HIIOTO JIIKAPCHKOTO
3aco0y uepe3 BIUIMB KOPUTYBAHHS XapaKTEPUCTUK TAIIEHTIB HA CTATUCTUYHY
MOTYXKHICTh PE3YJNbTATIB Ta TETEPOreHHICTh, SKy HE BAAJIOCH TOBHOIIIHHO
CKOPUTYBAaTH CTATUCTHYHUMHU METOIAMH.

KopoTtkuit minane6o-kontponsoBanuii iepion nociimkenas SUNFISH wactuna 2
(12 wmicsauiB) ta pochimkenus CHERISH (15 wicsiiB) 3yMOBIIIO€ HEBU3HAYEHICTh
[IOJI0 JIOBFOTPUBAJIOl  KJIHIYHOT €(EeKTUBHOCTI pPUCIUILIAMY TOPIBHSHO 13
3aCTOCYBaHHSAM HaKpamioi MiATPUMYIOYOi Teparlii Ta HyCIHEpCEHY MpH JIIKyBaHHI
NaII€HTIB 13 CHIHAIBHOIO M'I30BOIO aTpodi€lro, 30KkpeMa 1 B YKpaiHi.
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3a pe3ynpTaTaMy pO3paxyHKiB 3asiBHUKA JOJAABaHHS PUCIUILIAMY 10 HAMKpaIoi
niATpUMyro4oi Tepamii 3ade3neuye qonatkosi 0,37 LYG Ta 1,87 QALY nopiBHSHO 3
Halikpamoo miarpumytouoro tepamieto 1 0,14 LYG ta 0,32 QALY mnopiBHSIHO 3
J0JJaBaHHSIM HyCIHEpCEHY 0 Halkpaioi miarpuMyrodoi Teparii. CyKyIHi BATPaTH Ha
JOJIaBaHHS PUCAUILIAMY J0 HaWKpalioi miATpuMyr4oi Tepartii ( TPH) €
OUIBIIIMMU HIXK CYKYIHI BUTpATH Ha HAMKpaIry MiITPpUMYyouy Teparito (|
rpa) v [l pasu ta Menumvu nopiBesHO 3 cykymEEME BuTpaTamu Ha momaBammHs
HYCIHEpPCEHY JI0 HalKpaIioi mATpuMyrodoi Teparii ( I'pH). 3T1IHO MOJIETi
3asBHMKA 3HAYEHHS I1HKPEMEHTAJIbHOTO TOKa3HUKa e(EKTUBHOCTI BUTpaT MpuU
JO0/JaBaHHI pHUCAMIUIAMY J0 HaWKpamoi MiATPUMYYO0i Teparii MOpIBHSIHO 13
HAWKpPAaIIOIO MiITPUMYIOUYOI0 TEPAIli€l0 CTAHOBUTH I'PH Ha piK JT0JAaHOTO
xurrst (LYG) ta || rpx ra pix nozasoro xwurrs, ckopurosanoro 3a sixictio
(QALY). Ockinbku 3HaueHHs nokasHuka edektuBHocTi BUTpar ICER nmepesurye 5
BBII na nymy nacenenus (659 720,00 rpH), BiIMOBIAHO /10 MIKAJIH PEKOMEHIOBAHUX
rpannuHux 3HadyeHb [ICER B VYkpaiHi Taki BHUTpatd € Hee(pEKTUBHUMH. 3a
pO3paxyHKaMH 3asiBHUKA, PUCAUILUIAM € JIOMIHYIOYOI TEXHOJIOTI€K0 IMOPIBHSIHO 3
HYCIHEpCEHOM, TOMY IO pHUCAMUIUIAM € Oulblll €()EKTUBHUM Ta MEHII BUTPATHUM,
OJIHaK 3a pPe3yJIbTaTaMH MPOBEJCHOTO HEMPSIMOTO TMOPIBHSIHHS 3 KOPUTYBAHHIM
BIIMIHHOCTEH pHUCIUIUIAMY Ta HYCIHEPCEHY BCTAHOBJICHO, MI0 HEMOXKIJIHUBO
MiATBEPAUTH Y CIIPOCTYBATH KJIIHIYHI IEPEBark TOro YM 1HIIOTO J1KapChKOro 3ac00y,
TOMY MOTPIOHO 3 00EPEKHICTIO IHTEPIPETYBATH PE3YJIbTATU (HAPMAKOCKOHOMIUHOTO
aHaizy.

JlonaBaHHs puUCIUILIAaMy 0 HaWKpaimioi MiATPUMYOYOi Tepariii MoB’s3aHe 3
BUIIMMU BUTPATaMH TOPIBHSHO 13 HAWKpalol MIATPUMYIOUOK TEpAMi€rn —
JIOJATKOBUI BIUIMB Ha OOKET TMpH JO0JaBaHHI PUCAUIUIAMy 10 HaWKpamioi
MIITPUMYIOUOi Teparnii KOJUBAEThCA BiJl _ TPH 110 TpH
MPOTSrOM 5 poKiB aHaiizy. BiAMOBIAHO 10 pEKOMEHI0BAHOT IIKAJIM OLIIHKY BIUIMBY Ha
OI0JKET 111010 BUTPAT Ha 3asiBJICHUM JIIKapCchkuil 3acid B YKpaiHi Ha MiJCTaBl JaHUX
JIep’)KaBHUX BUTpAT HA JIKapchki 3acobu y 2021 porrl, moka3aHo, 010 MpH 10JAaBaHHI
pUCAUIUIAMY J0 HaWKpaloi MATPUMYIOUOI Teparii BIUTMB Ha OIOHKET 1010 BUTpAT
Ha 3asBJICHUM JIIKapChKuM 3acid mpotarom 5 pokiB Oyne Benukuil (Oinbine 100 miH
TpH) Ta MepeBUIlyBaTUME Mopir GiHaHCOBOI JOCTYMHOCTI (176 MIIH TpH) y ---
pa3iB, 3aJI€KHO BiJl POKY MTPOTHO3YBaHHS.

Otxe, 3a pesynbraTamu jgepxkaBHoi OMT 1mo70 MOMKIMBOCTI 3aCTOCYBaHHS
MPOIIETyPH JIOTOBOPIB KEPOBAHOTO JOCTYITY 3TiJHO MOJOXKEHb nmoctaHoBu Kabinery
MinictpiB VYkpaiam Big 27.01.2021. Ne61 «Jleski muTaHHS IIOAO JOTOBOPIB
KEPOBAHOTO JOCTYNy Ta 3yNMHEHHS Mii a03ally IepIoro IyHKTy 12 mocraHoBm
Kab6inery MinictpiB Ykpainu Bifg 25 6epesns 2009 p. Ne 333» 10 nikapchbKoro 3acody
PHUCIUIITIAM BCTAHOBJICHO:

- HasIBHICTh KOHCEHCYCHUX pekomenpauiit (bonrapis, 2021; Yropmuna, 2021),
Jie 3a3HA4€HO, 10 JIIKYBAaHHS Ta CIOCTEPEKECHHS 3a MallleHTaMU 13 CHIHAJIBHOIO
M's130BOI0 aTpodi€r0 BUMAarae MyJabTHIMCHMILUTIHAPHOTO MIAXOIY Ta PUCIUILIAM €
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OTHUM 13 XBOPOOO-MOAMPIKYIOUMX JIKAPCHKUX 3ac00iB 17 JIIKYBaHHA S5(-
acolioBaHoOi CIiHAIBHOI M S130BOT aTpodii y MaIli€HTIB BIKOM Bif 2 MICSILIIB;

YoBHOBaXEHUH OpraH 3ayBaXKye, IO BiAMOBIIHO 10 Hakazy MO3 Vkpainu Bin
18.08.2020 Ne 1908 "IIpo yTBOpeHHsI Ta 3aTBEPPKCHHS IEPCOHAIBHHX CKJIAIIB
MYJIbTUIUCUUTUTIHAPHUX pOOOUYUX TPYH 3 pO3pOOKH rally3eBUX CTAHAAPTIB MEAUYHOT
noromoru " 31 3MiHaMu Bij 3 kBITHS 2023 poKy 3aTBEP/KEHO MEPCOHATBLHUM CKIIa
MYJIbTUIUCUUILTIHAPHOT poO0UOT TPyIH 3 pO3pOOKH Taly3eBUX CTAHAAPTIB MEAUYHOT
nomnomoru 3a Temoro “IIporpecyroui M’s130B1 quctpodii: criiHagbHa M’ s130Ba aTpodis,
M's;30Ba quctpodis Jromena”.

- 332 pe3yJbTaTaMHu aHai3y MOPIBHUIBHOI KIIHIYHOI €(EKTUBHOCTI BCTAaHOBJICHI
KJIIHIYHI TIepeBaru pucauIiaMy MOpiBHSHO 13 HAHKPAIIOKO MiATPUMYIOYOI0 TePaIi€ro
y HAiBHUX MAII€HTIB 13 CHIHAIBHOIO M's130BO10 aTpodieto II Ta HeamOynaropuoro 111
TUIIIB, TOOTO cTa0uIi3alis Ta MOKpaUleHHS pyxoBoi (yHKUii yepe3 12 MicsimiB
(301IBbIIEHHS KUTBKOCTI OasiB BiJ 0a30BOr0 PiBHA 3a IIKAJIOK OLIHKU PYXOBOi (PYyHKIIIT
npu  uepsoso-M'szosux  3axsopiosanuax (MFM32), |, 36irsmenns
KUTBKOCTI TALIEHTIB 31 3MIHOIO Oajia 3a MIKAJIOK OLIHKA PYXOBOi (GYHKIT Opu
HEPBOBO-M's130BUX 3axBoptoBaHHAX (MFM32) > 3 oauHuili Biji 6a30BOT0 piBHS
_; 30UTBIIECHHST KUTBKOCT1 0aJiiB Bij 0a30BOro piBHS 3a
monynem s ouinku Bepxuix xinnizoxk (RULM) [ G
_; 30UIBIICHHS KIIBKOCTI OajiB Bijg 0a30BOro piBHA 3a HIKAJIOO
nesanexnocti cninansroi M'szosoi arpodii (SMAIS) [IEGNEEE

B Picoviay Gy nopiBHSHO e(eKTHBHHM i3  HAiKpAIIOO
OIATPUMYIOUOI0 TEpami€lo W00 3MiHM Bl ©0a30oBoro piBHS y Oamax 3a

(YHKII0HATBHOIO pyX0BOoO mKanorw XammepeMit (HFMSE)
;  3MIHM Bl 0a30BOro HaWKpamioro
MIPOTHO30BAHOT0 3HAYEHHS (POPCOBAHOT JKUTTEBOT EMHOCTI JIET€Hb
Ta OI[HKA 3a IIKaJIOK  KJIIHIYHOTO 3arajbHOro

spaxcerns npo 3minu (CGI-C) || G

-3a pe3yJbTaTaMu aHalli3y TMOpPIBHSJIBHOI O€3MeKu TMpHU 3aCTOCYBaHHI
pUCAUIUIAMY Ta HAMKPAIOi MiITPUMYIOYO] Teparlii JieTajdbHl BUMAJAKKA B 000X Tpyrmmax
JOCITIDKEHHS OyJIM BIJICYTHI; BIICOTOK MAIlI€HTIB B TPYIIl PUCAUIIIIAMY Ta HaHKpaIoi
HATPUMYIOUOi Tepartii, ki Mayu > 1 cepito3Hux nmoodiunux peakiiit (20% npotu 18%)
Ta 4YaCTOTa BUHUKHEHHS OLIbII HIXK y 15% marieHTiB iHPEKIii AUXaIbHUX IIJIAXIB,
Ha30(apuHTITY, MPEKCii, TOJIOBHOTO 00JTt0, Tiapei, OIFOBaHHS, KAIUTI0, OpOHXITY OyIn
onHakoBUMU. [1061UHUMH peakIlisiMu, K1 MOBIIOMIISUIUCH HA >5% dYacTimie B TpyIi
pUCAUIUIAMY, HIK y TPyl HaWKpaIoi miaTpuMyrvoi Teparii Oyiu mipekcis, aiapes,
BUCHUII, BUPA3KU POTOBOI MOPOKHUHU 1 aTO3HI BUPA3KU, 1HQPEKIT CEHOBUBIIHUX
HUIAX1B, apTPAITis;

- IKICTh JJOKa30BUX JaHUX (BUCOKA METOJI0JIOT1UHA SIKICTh);

- pe3yJIbTaTh aHamizy e(EeKTUBHOCTI BUTpAT MpHU JOJIaBaHHI pUCIUILIAMY [0
HalKkpauioi MIATPUMYIOUOi Tepamii MOPIBHSHO 3 HaWKpaIllol MiATPUMYIOYOIO
Tepari€r Mokasajiu, 10 BUTPATU HA PUCIUILIAM € Hee(EKTHUBHUMHU BIJMOBIAHO 10
IIKaau peKoMeHaoBaHuX rpaHnnyHuX 3HaueHb ICER B YkpaiHi, OCKiIbKM 3HAYEHHS

BIJICOTKOBOT'O
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ICER (I 1=/ QALY) nepesumye 5 BBII na nymy nacenexss (|G
TpH);

- 32 pe3yJibTaTaMy aHaJi3y BIUIUBY Ha MOKAa3HUKHU OIO/DKETY JOJATKOBUM BILIMB
Ha OIO/DKET MpH JO0JaBaHHI PUCOUIUIAMYy [0 HaWKpamoi MiATPUMYIOYOi Teparii
IPOTATOM 5 POKIB MOXKE KOJMBATUChH BiJl TPH 70 IPH.
BianoBinHO 10 peKOMEHI0BAHOI KX OIIHKHM BILTUBY Ha OIOJKET II0JI0 BUTPAT Ha
3asBJICHUM JIIKAPChKUH 3aci0 B YKpaiHi Ha MiJCTaBl JaHUX JACp)KaBHUX BUTpaAT Ha
Jikapchki 3acobom y 2021 porri, moka3aHo, IO IPH JIOJAaBaHHI PUCIHUILIAMY IO
HaWKpaIioi MATPUMYIOYOi Tepallii BIUIUB Ha OMO/KET IOJ0 BUTpAT Ha 3asBICHUU
JiKapChbKUM 3acid mpotaroM S5 pokiB Oyae Benukum (Oiabme 100 MaH TpH) Ta
nepeBHIyBaTUME TOpir (iHaHCOBOI AOCTYMHOCTI (176 MuH TpH) y N pasis,
3aJIEKHO B1J] pOKY IPOTHO3YBaHHS;

- eM1AeMI0JIOT1YHI MOKA3HUKHU IIOJ0 3aXBOPIOBAHHS (32 JaHUMHU XapKiBCHKOTO
OsaroniitHoro ouay «liTH 13 CIiHAIBHOIO M's130BOK0 aTpodieto» cranoM Ha 2022 pik
MICTUThCA 3anuc po 139 nmaiieHTiB 13 CiHAIBHOI M's130B0t0 aTpodieto 11 Tumy ta 64
MaLIE€HTH 13 CIIHAIBHOIO M's130B010 aTpodiero I Tumy);

- OpIEHTOBHA KUIBKICTh MAIIEHTIB 13 CHIHAIBHOIO M'si30BOK0 atpodiero 11 ta 111
tumiB Ha 2024 pik craHoBuTUMe 178 martienTiB, Ha 2025 pik - 190 namiedTis, Ha 2026
pik - 201 marienTt, Ha 2027 pik - 210 naIieHTIB;

- IPIOPUTETHICTH JOCIIHKYBAHOTO 3aXBOproBaHHs (HakazomM MO3 VYkpainu Bij
27.10.2014 Ne778 cminbHy M'sizoBy atpodiro BigHeceHo 10 “Ileperniky piakicHUX
(ophaHHUX) 3aXBOPIOBaHb, 0 MTPU3BOISATH 10 CKOPOUESHHS TPUBAJTIOCT1 KUTTS XBOPUX
a00 X 1HBaIAM3alli Ta JUIs SKUX ICHYIOTh BU3HAH1 METO/IM JIIKyBaHHS . 3a0€3MeUeHHS
JOCTYNy TAIIEHTIB, SIKI CTPaXJalOTh Ha pIAKICHI (OpdaHH1) 3aXBOPIOBAHHS, 0
JKApChKUX 3ac001B, MEAMYHUX BUPOOIB Ta MPOJIYKTIB CHEUIATBHOTO JIIKYBAJIBHOIO
XapuyBaHHsI € OJiHi€r0 13 ckiagoBux “Ilnmany 3axomiB momo peanizamii Konuemiii
PO3BUTKY CHUCTEMH HaJaHHS MEIUYHOI TOTIOMOTH Talll€eHTaM, SIKi CTPaXIaloTh Ha
pinkicHi (opdanHi) 3axBoproBanHs, Ha 2021-2026 poku™);

- pyucIUIIaM He TOoTpedye CHeHiaJbHOro oONagHaHHS MAJii BUKOPHUCTAHHS;
HABYaHHS TEPCOHAIIY 3aKJIaJlIB OXOPOHHU 3/I0pOB’s, TAII€EHTIB a00 iX 3aKOHHUX
MPEICTaBHUKIB MI0JI0 CTIIOCO0Y PO3BEACHHS, IPOTE BUMAarae 30epiraHHsi TOTOBOTO JI0
BUKOPUCTaHHSI OpPAJbHOTO PO3YMHY B XOJIOAWJIBHHKY Tpu Temmeparypi 2—8 °C B
OpUTIHAJBHINA YHAKOBIIl 3 METOI 3aXWMCTy BiJ CBiTIa 64 1HI Yy BEPTHKAJIHLHOMY
MOJIOKEHHI; HE TOoTpedye 3MIH NPHUHIMMIB Ta/ad0 METOAIB BCTAaHOBJIICHHS Ta
Bepudikalli 1iaruo3y, J0JATKOBUX TIarHOCTHMYHUX OIIHOK, 3MIiH MPUHIUIIB Ta/abo
METO/IIB MOHITOPUHTY CTaHy MAIli€HTIB B MPOIIECI 3aCTOCYBaHHS JIKapCHKOTO 3aco0y;
JIOJIATKOBOTO 3aCTOCYBaHHsI 1HIIOTO JIIKAPCBKOTO 3acol0y, a TaKOoXX HaJaHHS
JI0IaTKOBOI JIeTa130BaHo01 1HPOpMAaIlii 1II0J0 MEAUYHOTO 3aCTOCYBAHHS PUCAUILIAMY,
TOOTO 3acTepekeHb 3 0e3MeKH, 0COOIMBOCTEN 3aCTOCYBAHHS, 1103a THCTPYKIIIEO IS
MeanuHOTro 3actocyBanHs. KiminHiyni daxiBii HamioHanbHOT AUTAYOI crieniaii30BaHoi
nikapHi “OXMaTauT” 3a3Ha4al0Th, 1110 €PEKTUBHICTH J1KYBaHHS 3aJI€KUTh B/l CTYIICHS
BUPAXEHOCTI CUMITOMIB Ta (PYHKIIOHAJIBHOTO CTAHY MAI[lEHTA HA MOMEHT CTapTy
Tepamii Ta Ha (OHI MATOTEHETHUYHOI Tepamii BiIOyBa€eThCs 30€peKeHHs Ta/abo
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MOKPAIICHHS M'SI30BOi CHJIM, TOHYCY Ta MOTOPHUX HaBUUYOK. BifMiHa MaTOreHETHYHO1
Teparnii MPUBOAUTHCS 10 BITHOBJICHHS MPOTPECYBAHHS 3aXBOPIOBAHHS;

- TCHEpHYHI JIIKapChKi 3acO0M Ha PUHKY YKpaiHu IS JIKapChbKOTO 3aco0y
PUCAUILIAM BIJICYTHI.

BpaxoByroun BuI€3a3HAUEHE, PEKOMEHIOBAHO PO3IJISIHYTH MOKIIUBICTD
IIPOBEJICHHSI TIEPErOBOPIB MI0JI0 JOTOBOPIB KEPOBAHOIO JOCTYMY JIJisl JIIKAPCHKOTO
3aco0y pucauiuiam (MOPOIIOK JUIsi OpajdbHOTO po3uuHy, | 1uisimka micTuTh 60 Mr
pucauruiamy y GopMi Mopoumka Jjisi OpajdbHOTO PO3YMHY) JUIsl JIIKYBaHHSI HAiBHHX
Malll€HTIB 13 CHMIHAIBHOIO M's130BOI0 aTtpodieto Il Tuny Ta HeamOymnaToproro I Tumy,
3 MOJAJIBIIUM MOHITOPUHIOM JaHUX IOJI0 KUIBKOCTI MAIli€HTIB Ta JaHUX MI0/0
e(deKTUBHOCTI Ta Oe3MeKy PUCIUIUIAMY B peaibHiN KIIHIUYHIA MPAKTHUII B Y KpaiHi.

JlocsiTHeHHsST TIOpOTy e(EKTUBHOCTI BUTpAaT 3a IIKAIOK PEKOMEHIOBAHUX
rpannyHux 3HadeHb [CER B VYkpaini BiAMOBIIHO A0 HAJaHOI 3asBHUKOM MOJEII
(GbapMakOEKOHOMIYHOIO  aHaji3y JOJAaBaHHS  pUCAUIIAMy JI0  HaWKpaiioi
MIITPUMYIOUO] Teparii MOPIBHIHO 13 HAWKPAIIO0 MIATPUMYIOUOIO TEPAMIEI0 MOKIIMBE,
SKIIO 11HA HA JIKapChbKUM 3aci0 pucauiuiaMm Oyjie 3HUKEHa HEe MEHIIE HIXK Ha -%
BiJI 3asIBJICHOI I[IHOBOi MPOMO3UIIii 0 PIBHS - TPH 3a IUIAIIKY (11 TOCATHEHHS
nopory Ha piBHi 3 BBII na aymy nacenenust — 395 832,00 rpH) Ta Ha -% BiJl
sasiBienoi niHosoi mpomosuuii 1o pises [Jrpu 3a mwssmky (s nocsrrenns mopory
Ha piBH1 5 BBII Ha nymry Hacenenss — 659 720,00 rpH)

5. Ingopmanis 010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy

Bianosinno a0 n. 21 IlopsKy BHCHOBOK YIOBHOBa)KEHOTO OpraHy CTOCOBHO
BIJIMOBITHOT MEIMYHOI TEXHOJOIIi BBAXKAETHCA YMHHUM JO MOMEHTY MPOBEACHHS
HOBOI JIep>KaBHOI OI[IHKK MEIUYHO1 TEXHOJIOTi.
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