MpunnHeHHA pucauniamy Ta iHLWOI
SMN-cnpsamoBaHoi Tepanii npyu CMA

027140 ony61iko8aHUX OOHUX NPO NO2IPWEHHS Nic/sA hepepau abo NPUNUHEHHS NiKy8aHHS

CraHom Ha 25 cepniHa 2026 poky

KnrouoBuii BUCHOBOK. KNiHiYHMX focnigxeHb, cnelianbHO NpUCBAYeHNX BigMiHi nikyBaHHA CMA, HebaraTo.
MpoTe ony6nikoBaHi AaHi BXe MiCTATb 06'€EKTUBHO 3aJ0KYMEHTOBAaHI BUNAZAKW NOFipLUeHHs Nicaa CyTTEBOI
nepepsu abo NpununHeHHs SMN-MigBuMLLYyBanbHOI Tepanii. HasBHI AaHi Kpalle NiATpMMYOTb MOZe b BTpaTu
TepaneBTUYHOro epekTy i NOBepHEeHHs nporpecyBaHHa CMA, Hixx okpemuin «rebound-cHAPOM».

1. Pucaunnam: npsami gaHi Npo noripweHHs nicas NPUNUHEHHS

Pitarch-Castellano et al., 2025

Neurofilaments as Biomarkers of the Efficacy of Risdiplam Treatment in Early SMA Phenotypes Diagnosed by Newborn
Screening. Children. DOI: 10.3390/children12091170.

Lo 3adikcoBaHoO: Y gUTVHN 3 2 Konigmu SMN2, BUsIBNeHOi NpecMMNTOMHO HeoHaTabHUM CKPUHIHTOM,
pucamMnAam 3aCTOCOBYBaAN 3 1 MicaUs XNTTSA. Y 6 MicaLiB BUHWKAA NepepBa NPUGAN3HO Ha 3 TUXHI. Micna Hel
ANTWHA cTana KiiHiuHo cumnTomHowo; 3pic pNfL, CHOP-INTEND Buiiwios Ha nnato, a CMAP nikTbOoBOro HepBa
3HU3NBCS.

OuiHKa gokasy: HalicunbHIiWnin NpAMni NIACBKNIA A0Ka3 NS pucannaamy, ane ue oANHNUYHUIA KAiHIYHWA
BMnagok (n=1).

DOI / ny6nikauis

Baranello et al., 2021
Risdiplam in Type 1 Spinal Muscular Atrophy. New England Journal of Medicine. DOI: 10.1056/NEJMoa2009965.

Lo 3adikcoBaHo: Y gocnigxeHHi FIREFISH ogHa antmnHa 6yna 3HATa 3 pucaunnamy Ha 585-i4 geHb 3a pilleHHSAM
6aTbKiB; NpMbAM3HO Yepes 3,5 mMicAusa nicna NpUNMHEHHS BOHa NOMepAa Bifj, pecnipaTopHOro ycknagHeHHs,
nos'azaHoro i3 CMA.

OuiHka gokasy: Ceplio3Ha Nois nicns BigMiHW, ane NpUYNHHNI 3B'A30K came 3 MPUNMMHEHHSAM Tepanii He
JoBeAeHVIA; NOCNiA0BHMX MOTOPHMX OLIHOK MicAs BigMiHW He HaBeAeHo.

DOI / ny6nikaLis

Zhao et al., 2022
SMN protein is required throughout life to prevent spinal muscular atrophy disease progression. Human Molecular

Genetics. DOI: 10.1093/hmg/ddab220.

Lo 3adikcoBaHo: Y mogeni SMAA7 TBapuH nigTpumysann SMN2-splicing modifier go PND40, a noTim npenapat
npunuHann. NpubamnsHo yepes 20 AHIB Nicaa BiAMiHW BUHMKANW Nporpecytoye 3sMeHLUeHHSA Macu, HeKpOo3 i TAXKa
M'si30Ba aTpodis; nicnsa BigMiHM pieHb SMN noBepTaBcsa A0 NAaTONOTYHO HU3bKOTO.

OuiHka gokasy: CUIbHN MeXaHiCTUYHUI fOKa3 HeobXxigHOCTI TpmBanoi NiaTpumku SMN, ane ue TBapyHHa
MOZeNb i He KNiHIYHe JOoCNiIKeHHS pUucanniamy.

Ornsag nybnikauini woao nepeprBaHHa DMT npu CMA + 25.08.2026


https://doi.org/10.3390/children12091170
https://doi.org/10.1056/NEJMoa2009965

DOI / ny6nikauis

Oco6nmBo BaXxxnmeo: Pitarch-Castellano et al. (2025) ga€ 4iTky 4acoBy NOCNIAOBHICTb
«CTabiNbHNN/NPECMMNTOMHIIA CTaH Ha pucAMnAami — nepepea — KniHiuHe, biomapkepHe Ta enektpodisionoriuHe
MoripLeHHs».

IHWIi noBigoMneHHA Npo nepepBn abo NPUNUHEHHS pucaunnamy

Y 6puTaHcbkii EAMS-KoropTi onncaHo nepepsu Ha 2-3 TUXXHI Yepe3 iHpekLii, rocniTanizauii abo nobivHi aBMLLa,
afie CMCTeEMATUYHMX MOTOPHMX OLHOK «A0/Micis» He ony6aikoBaHO. TOMY Ui AaHi He 0BOAATL MOripLUeHHs came
BHaCNifoK nepepsu.

Y Benukili icnaHcbkir koropTi 2026 poky 9 i3 53 nauieHTiB 0CTaTOMHO NPUNUHWUAN pucannaam. OanH Aopocnuii
NPUNMHMB Tepanito Yepes yxxe HasiBHe KJiHiYHe NoripLueHHs i momep Yepes 8 MicALiB; Lieil BUNajoK He MOXHa
BUKOPUCTOBYBATW SK J0Ka3 NPUYNHHOIO NaHLIOra «BigMiHa — MoripLeHHs».

Claims-gocnigxeHHs Pineda et al. onvicye nepepBu Ta HEMOCTINHICTL JliKyBaHHS, ane He MiCTUTb MOTOPHUX
pe3ynbTaTiB Micns HUX.

2. MpunuHeHHa disease-modifying therapy npun CMA 3aranom

HanbinbLie KniHiYHNUX AaHNX CTOCYETLCSA HYCIHEPCEHY, OCKiNIbKY BiH 3aCTOCOBYETHLCA AOBLUE i HAKOMMYEHO binbLue
cnocTepeXxeHb 3a TPMBaAMMK NepepBaMy, BiAMIHOIO Ta MOAOBXEHHAM iHTepBaniB Mix A03aMu.

Hiebeler et al., 2021
Effect of Discontinuation of Nusinersen Treatment in Long-Standing SMA3. Journal of Neuromuscular Diseases. DOI:
10.3233/JND-210644.

LLlo 3adikcoBaHo: 45-piuHa xiHKa 3 SMA3 oTpmnmana 6 A03 HyciHepceHy 3a 11 micauiB i Mana MOTOpHe
nokpatleHHs. Micna npunMHeHHs NikyBaHHSA Yepes 16 micsLiB 6yn0 3adikcoBaHO BMpaXeHe NoripLUeHHs, 30Kkpema
3a HFMSE i RULM Ta npokcnmasnbHOK CUJIOH0 PYK.

OuiHka gokasy: O4vH i3 HaNNpPAMILIWX KNiHIYHWUX NPUKAaAiB AOBroTPMBaaOro NoripeHHs Nicas NpUnMHeHHs
HyCiHepceRy.

DOI / ny6nikauis

Schon et al., 2023

Nusinersen treatment in a type 3 SMA patient during early pregnancy. Neurological Sciences. DOI: 10.1007/s10072-023-
06618-x.

Lo 3adikcoBaHO: HyciHepceH NpunuHuUAK y 3B'A3Ky 3 BariTHicTio. HFMSE, aknin Ha Tepanii 3pic npnbansHo 3 50
£0 60, nicna NpUNUHEHHs 3HM3MBCA 40 55. RULM 3MiHMBCA MiHiManbHO (37—-36).

OujiHKa goka3sy: O6'ekTBHO 3adikcoBaHe QyHKLOHANbHE 3HUXKEHHS Mif Yac nepepsiu.

DOI / ny6nikaLis

Hiebeler et al., 2025

Successful pregnancy of an SMA type 3 sitter on Nusinersen therapy - a case report. BMC Neurology. DOI:
10.1186/512883-024-04005-3.

Lo 3adikcoBaHo: MNicns 36 micauiB NikyBaHHA OCTaHHSA A03a 6yna Ha 3-My TUXKHI BariTHOCTI, Mic/iA Yoro Tepanito
npunuHUAW. Nepeg BiAHOBNEHHAM HYyCiHEpPCeHY naLieHTKa NOBigOMAMA MPO 3HaYHe noripweHHsA pyk; RULM
3HU3MBCA A0 28, cuna BigBeaeHHS nneyva — fo MRC 3-4/5. Micna BigHOBNEHHS NikyBaHHSA 6yn10 4YacTkoBe
NOKpPaLLEeHHS, ane NokKasHMKN TPUBaNUIA Yac 3anLWAannNCa HKYMMU 3@ AOBariTHUN piBeHb.

Ornsag nybnikauini woao nepeprBaHHa DMT npu CMA + 25.08.2026


https://doi.org/10.1007/s10072-023-06618-x
https://doi.org/10.3233/JND-210644
https://doi.org/10.1093/hmg/ddab220

OuiHKa gokasy: [Noka3oBunin BUNagoK NOripLUeHHs Nij Yac nepepsn 3 HEMOBHUM NOBEPHEHHSIM 0 NonepeAHboro
$YHKLIOHaNbLHOro piBHS.

DOI / ny6nikauis

Ha et al., 2026

Managing nusinersen therapy during pregnancy in spinal muscular atrophy type 3. BMJ Case Reports. DOI:
10.1136/bcr-2026-273468.

LLLo 3adikcoBaHo: Iig 1Yac nepepriBaHHSA HyCiHepceHy Yepes BariTHICTb BUHUKO fierke yHKLioHabHe
noripLeHHs, sike Nicns Bi4HOBAEHHS Tepanii Nicas nosoris ctabinisyBanocs.

OuiHKa gokasy: LLle oanH He3anexHWn KNiHiYHWIA BUNagoK ¢yHKLIOHaNbBHOMO MOripLIeHHs Nijg Yac nepepsu.

DOI / ny6nikaLis

Aragon-Gawinska et al., 2026

Long-term persistence, safety and effectiveness of nusinersen in SMA: a population-based study. Journal of Neurology.
DOI: 10.1007/500415-026-13965-0.

Lo 3adikcoBaHO: Y nonynsuinHin KoropTi GyHKLiOHaNbHi MOKa3HWKKW Mi4 Yac TPYBaNoro AikyBaHHS 3pocTani,
TOAi K Y HeNiKOBaHWX MALiEHTIB i TUX, XTO NPUMNWHUB HYCiHEpCeH, CrnocTepiranocs HeBennKe NnoripLeHHs.

OuiHKa AoKas3y: BaxJivBe JONOBHEHHS 40 case reports, oCcKiibku Lie BXe NonynauiiiHi aHi.

DOI / ny6nikaLlis

Iwayama et al., 2023
Long-term efficacy of nusinersen... Brain & Development. DOI: 10.1016/j.braindev.2022.10.006.

Lo 3adikcoBaHo: Iig yac COVID-19 y ABOX NaLi€HTIB 6ynAn NOAOBXEHI iHTepBanu Mix fo3amMun. Ha Lbomy Thi
noripwwuecs RULM; aBTopu 3po6bunuv BUCHOBOK, LLIO iIHTEPBaAn MiX A03aMu He clij NoA0BXYyBaTy.

OuiHKa gokasy: He noBHa BiaMiHa, ane KNiHiYHO peneBaHTHUM A0Ka3 PU3MKY NPU CYTTEBOMY 36iNbLUEHHI
iHTepBanis.

DOI / ny6nikadis

Osmanovic et al., 2021
Nusinersen Wearing-Off in Adult 5g-SMA Patients. Brain Sciences. DOI: 10.3390/brainsci11030367.

LLlo 3adikcoBaHo: Mica marixe NonoBMHY 3 51 LKAy Aopocai NaLEHTM NOBIAOMAAAN NPO NocAabneHHs epekTy
nepeBaXxKHO B OCTaHHIl MicsLb Nepej HacTyMHO J030H0: 3MEHLUEHHS C1an, GyHKLIT PyK/Hir, BUTPMBANOCTI Ta
He3a/IeXHOCTi.

OuiHka gokasy: Henpsamuii fokas: Le He BigMiHa, a «wearing-off» nepes 4yeprosoto 403010.

DOI / ny6nikaLis

Ornsag nybnikauini woao nepeprBaHHa DMT npu CMA + 25.08.2026
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3. IHTepnpeTaLia CyKynHocTi foKa3iB

Pucgnnnam MpaMi NIOACLKI AaHi €, ane BOHW NOKN 06MeXeHi Hacamnepes OANHNYHUM
Ay>Xe nokasoBuM BunagkoM Pitarch-Castellano et al. (2025). MexaHicTnyHi
AaHi Zhao et al. (2022) gobpe niaTpMMytoTb 6ioNOriYHY NPaBAOMNOAIGHICTb
BTpaTu edekTy micna npunuHeHHs SMN-RigBULLEHHS.

HyciHepceH Jloka3oBa 6a3a wupLa: Kijlbka He3anexHMX case reports, 06'eKTUBHI 3MiHW
HFMSE/RULM, aaHi npo nogosxeHHs iHTepBanis i wearing-off, a Takox
nonynsAuiiHi gaHi 2026 poky.

Haito6epe>xHiwle HayKkoBe popMytoBaHHS: NiTepaTypa Hapasi He JOBOAUTL iCHYBaHHS OKPeMOro
$apMaKkonoriyHoro «CMHAPOMY BiAMiHM» abo rebound, TO6TO NPUCKOPEHOro NoripLUeHHs NOHaA NPUPOAHNT
nepebir CMA. 3HauHO Kpallle NiATPUMYETbCA MOAeNb: Tepania niasuwye/BigHoBAE SMN — dyHKLUiSA
CTabinisyeTbca abo NoKpaLLyeTbCa — NicNa NPUNMHeHHS GapMakonoriyHnin edpekT 3HMKae — gediumt SMN
NoBepTaETbCA — NnaTooriyHnin npouec CMA 3HOBY NpoABASETLCA abo Nporpecye.

4. BaxnvBe TepMiHoOIOriYHe YyTOUYHEHHS

Pucannnam i HyciHepceH He MoandikytoTb reHom. O6uaBa 3MiHIOOTL cnancHr SMIN2 i HanexaTb 4o SMN-
targeted disease-modifying therapies. Onasemnogene abeparvovec € reHo3amiCHOK Tepani€to, ase BBOAUTbLCS
0AHOPAa30BO, TOMY MOHATTS «NPUNNHEHHSA NPUIAOMY» A0 Hei be3nocepeHbO He 3aCTOCOBYETLCS.

5. HacnnbHiWwmia Ha6ip ny6nikauiin gna aprymeHTauii pusnky
nepepviBaHHA Tepanii

e Pitarch-Castellano et al., 2025 — npsiMuii NOACBKNA BUNAAOK A8 pUCAUNAAMY: 3-TUXKHEBa nepepsa 3
noganbLUNM KAiHIYHWUM, 6ioMapKepHUM Ta enekTpodi3ioNnoriyH1M NoripLUeHHAM.

e Zhao etal., 2022 — mexaHicTUYHMA goka3: nicna npunuHeHHs SMN2-splicing modification piseHb SMN nagac€ i
naToNoriyHnin GeHoTMN NOBEPTAETLCA.

e Hiebeler et al., 2021 — gosroTpmsane kiiHi4yHe NoripLUeHHs NiCNA NPUNNHEHHST HyCiHEepCeHy.

e Aragon-Gawinska et al., 2026 — nonynauirHi gaHi: y TUX, XTO NPUMNHUB HYCiHEpPCEH, CnocTepiranocs
noripweHHs Ha BiAMIHY BiJ NO3UTVUBHOI TPAEKTOPII NPY TPUBAJIOMY NiKYBaHHI.

MpumiTtka. Lleli AokymeHT € ornsaAoM ony6ikoBaHOI NiTepaTypu i He 3aMiHIOE iIHAVBIAYaNbHOI MeANYHOI
pekoMeHAaaLil. Ans odilinHOro BUKOPUCTaHHA 6aXaHo LMTyBaTW NepBMHHI NybikaLii Ta nepesipaTn
$opmMyntoBaHHS BiANOBIAHO A0 KOHKPETHOrO K/iHIYHOro abo NPaBOBOro KOHTEKCTY.

Ornsag nybnikauini woao nepeprBaHHa DMT npu CMA + 25.08.2026
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