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Beryn. CminaneHa w’si3oBa  atpodiss (CMA) — piIkicHe TeHETHYHE
3aXBOPIOBAHHS 3 MIUPOKUM (DEHOTHIIOBHUM CIIEKTPOM, SIKOTO JIOHEJaBHA HE 1CHYBAJIO
JIKIB. 3a3HAauYeHWH ayTOCOMHO-PEIIECMBHUN pO3j7aj 3a JaHUMHU ITyOIiKaIlii
enekTponHoi 6a3u PubMed cknagae mpubausao 1 : 10000 HOBOHAPOMHKEHUX , TOOTO
MOPIBHSAHO 3 1HIIMMHU I'eHeTUYHUMH 3axBoproBaHHsIMU, CMA € opdannum. [Ipote 11e
HE 3MEHIIYE aKTyaJIbHOCTI IOINYKY IIISAXIB BHUPIIMIEHHS MPOOJIEMH, TOMY COTHI
JOCIITHUKIB 3aiiMalOThCS PO3p00KO0I0 TeHHO1 Tepammii CMA, ska MiHiMI3y€e a0 HaBITh
yCyBa€ CUMITOMH IPOTITOM YChOT'O YKUTTS IMAaIli€HTA.

MeTta. Po3riasHyTH MOXKIMBOCTI Tipenapaty Zolgensma sk e(peKTHBHOT TeHHOT
tepamii CMA.

Marepiaau Ta Meroau. BHKOHAHHS JQHOrO JOCIIUKCHHS IIPOBOAHMIIOCS
LUIIXOM aHaJli3y IIMPOKOro Koja JUKepen JiTeparypH, 30kpema PubMed. Y pobori
BHKOPHCTaHI TeopeTHqu METOJH JIOCTIDKEHHS — y3araJlbHeHHS Ta CHCTEMHUN aHai3.

Pe3yabTaTn Ta iX odroBopenHsi. Y xBopux Ha CMA BiacyTHii reH SMNI,
KUl Koaye 6110k SMN, HeoOX1HUM 1151 poOOTH MOTOHEHPOHIB CITMHHOTO MO3KY, SIKi
MOCTYTIOBO TMHYTb, IO NPH3BOUTD 110 BiI[MI/IpaHHH HCHPOHHHMX CIIOJYYCHB 3 M’sI3aMH
Ta M’30BO1 anod)n — TIOBHOT 3yITMHKHU M’ SI30BO1 JisTILHOCTI 3 yacoM. Lle mocrymoBwii,
ajie He3BOPOTHMIA MPOLIEC, 1O 03HAYAE BTPATY MOMKIMBOCTI PyXaTHCs, @ 3roJoM — I
JXaTh. 3aBISIKHI p03}7M1HHI0 naTo(hi3ioorii 3aXBOPIOBAHHSI Ta JOCSATHEHHSIM Y Talys3i
TCHHOI Tepallii, 3’sIBUJIICS HOBI [IEPCIICKTHBHI areHTH, 3aCTOCYBAHHS SKHX [J03BOJISE
30UIBIIUTH TPUBAJIICTH Ta IOJIIIIUTH SIKICTh XKUTTS HAIli€eHTIB. TakKuM mpernapaToM
ctas Zolgensma, Hal pO3pOOKOIO SIKOTO MparfoBaia 01u3bk0 10 poKiB aMepHKaHChKa
komraHist Novartis Gene Therapies. [Ipenapat 3aTBepaumu 115 Bukopucranns y CIIIA

2019 pomi, micis TOro, SK BiH IOKa3aB JdYy)KE€ XOpOIIl pe3yiabTaTH I dYac
BUIIPOOYBaHb: 3 21 AUTUHM B TECTOBiH rpymi 19 3MOriM caMOCTIMHO AUXaTH, CHIITH,
II0B3aTH 1 HABITh XOJUTH.

Zolgensma mictuth po3uuH s iHQys3ik 2x 10! BekTop-renomis Ta gomoMixHi
PEUOBHHH: TPOMETAMOJI, MarHii XJI0PHUI, HATPIi XJIOpHUI, mojiokcamep 188, xmopugHa
KHCIIOTa, BOJIA JJII PO3YMHECHHS.

MexaHi3M il mpenapaTy 4acTo OINHCYIOTh SIK «pekoHcTpykmitoy JIHK — BiH
3a0e3neuye 3aMiHy BiACyTHBOro abo aedexrroro rena SMN1, skuii 1 Bukimkae CMA.
I'er SMINI Bumpasmsterscs Ta IOYMHAE MPOIAYKYBAaTH HEOOXiAHI OLIKHM, IO
BIAMOBIJAIOTh 33 PO3BHTOK Ta BIDKMBAHHS PYXOBHX HEHPOHIB. CnoanKy e
npernapar  3yIHHSIE HpOrpec XBOpPOOM, a TOTIM 3a yYMOBH XOPOIIMX ITPOTHO3IB
MMOYMHAETHCS 11 perpec.

BucHoBKm. Po3po61<a 1 I0CIIUKEHHS Tipenapary Zolgensma J10Brotpusaii Ta
BapTiCHI, OCKUIBKH X IOTpeOye BIAHOCHO HEBENIMKA KUIBKICTH NAI[€HTIB, ane CIIij
JABaTH IIAHC HA )KUTTS 1 ITUM JIFO/I5IM Ta (PiIHAHCYBATH CTBOPEHHS 1 TIOCTKSHHS HOBUX
JKIB.



