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YpoBeHb LMpKynmpyrwwmnx HempodpunameHToB Kak 6uoMmapKep
CNMHaNbHON MbllIeYHON aTpodnn Npy reHoTepanum npenapaTtom
OHacemMHoreH abenapBoBek
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PE3IOME

Llenb cTaTby — aHanu3 COBPEMEHHbIX JaHHbIX O PO YPOBHSA LIMPKYIMPYIOLLMX HeNPodUnaMeHTOB Kak 61uomapképa CnnHaabHOWM Mbilley-
Hol aTpodum (CMA) npu reHoTepannm npenapaToMm oHacemHoreH abenapsoBek. CMA — 3To opdaHHOe HacneCTBEHHOE ayTOCOMHO-peLec-
CUBHOe 3aboneBaHue, obycnoBneHHoe aedektamm reHa SMN1, kogupyowero 6enok SMN. Mpu CMA npoucxogut rnbesib 0-MOTOHePOHOB
CMUHHOIO MO3ra, MPUBOAALLAA K NporpeccupyioLleli MbilleyHon cnaboctn. OHaceMHoreH abenapBoBek — reHo3amecTuTeNlbHasA Tepanus,
HarpaBfieHHas Ha BOCCTaHOBNeHne sKkcnpeccun 6enka SMN npu CMA. B 0630pe noguépKuBaetca HeobxoanMocTb GOpMUPOBaHUA MaHenu
6riomapképoBs Ania oueHKN TaxecT CMA 1 3¢ $eKTUBHOCTMU Tepanim, NOCKONbKY KNMHUYECK e MeTOAbI YaCTO HEAOCTaTOUHO YYBCTBUTENbHbI
AJIA MOHWTOPUWHra OTBeTa Ha jiedeHue. HellpodrnameHTbl — CTPYKTYpHble 6eNKM akCOHOB, BbICBOOOXAAOLWMECA NPV NOBPEXAEHUN Hell-
POHOB, PaccMaTpMBAIOTCA KaK MepcreKTBHble G1IoMapKepbl, KOTOPble OTPaXaloT CTeMeHb HellpoaereHepaLyn U AMHaMMKy 3aboneBaHus.
Ha cerogHAWHWiA feHb KONMYECTBO NCCIe[0BaHMIN, MOCBALLEHHbIX NCMOMIb30BAaHUIO LMPKYNupyoLwmx HelipodunamerTos npy CMA npu Tepa-
nMu npenapaTom oHaceMHoreH abenapBoBeK, HEBEJIMKO, YTO TPebyeT AanbHeLLMX KNMHUYECKMX 1 1abopaTopHbIX UCCNefoBaHNi ANA NOA-
TBEPXKAEHUA UX 3HaUMMocTn. O630p CHCTEMATU3UPYET AaHHbIE O MOJIEKYNIAPHO-FeHETUYECKMX OCHOBax naTtoreHesa CMA, cyuiecTBytoLei Ha
AaHHbI MOMEHT Tepanumn 1 NoTeHLUMane HeMpoPuIamMmeHTOB Kak BMOMapKEPOB NpU reHoTepanuu NpenapaToMm oHaceMHoreH abenapBoBek.
CpaenaH BbIBOA O HEOOXOAMMOCTU AaNbHeWLLMX NCCIIeA0BaHWIA B STOM 0611acT AnA ONTUMMU3aLMK MePCOHANM3UPOBAHHOIO NOAX0Aa K fleve-
HU1o NauyneHToB co CMA.

KnioueBble cnoBa: cCrHanbHasa MblleyHas aTpodus; oHaceMHoreH abenapBoBek; HenpodurnameHTbl; 0630p

Ana untupoBaHma: Yyaakosa [1.A., YBakvHa E.B. YpoBeHb LMpKynupyowmx HempoprnnamMeHToB Kak 61MOMapKEp CMMHANbHON MbILWEYHOW
aTpodummn Npu reHoTepanumn npenapaTom oHacemMHoreH abenapsoBek. Hesposoaudeckuli )xypHan um. J1.0. badanaHa. 2025; 6(3): 153-159.
https://doi.org/10.46563/2686-8997-2025-6-3-153-159 https://elibrary.ru/mlkcsw

Ana koppecnonaeHuun: Yynakosa lapba AnekcaHapoBHa, e-mail: daria.chudakova.bio@yandex.ru

YyacTtue aBTOpOB:

Yynakosa [1.A. — KoHuenuma, cbop mMatepuana 1 ob6paboTka AaHHbIX, 0630p MybAMKaLMiA NO Teme, HamMcaHWe TEKCTa,
peAakTupoBaHue cTaTby;

YBakuHa E.N. — KOHLenuua 1 An3aiiH ctatby, 0630p Ny6AnKaLmin no Teme, HanvcaHue TeKCTa, peAakTupoBaHue.

Bce coasTopbI — yTBEpPXAeHVe OKOHYaTeNIbHOro BapraHTa CTaTbl, OTBETCTBEHHOCTb 3a LIe/IOCTHOCTb BCeX YacTel cTaTbU.

®uHaHcnpoBaHMe. PaboTa BbINOJIHEHa B pamMKax peanusauun rocyaapcTBEHHOrO 3afaHnA U NPOBEAEHNA Hay4yHO-uccneso-
BaTeNbCKOW paboTbl «M3yueHne 3TMONormyeckux ocobeHHocTeln peaknx GonesHeld, MMEIOWMNX NaTOreHETUYECKY0 Tepanuio»
Ne 1220032300501-0.

KoH}pnuKT nHTepecos. ABTOpbI ieKNapunpytoT OTCYTCTBUE ABHBIX 1 NMOTEHLMaNbHbIX KOHGIMKTOB MHTEPECOB B CBA3M C Ny6nuKa-
uunen JaHHOW cTaTbu.

Moctynuna 02.09.2025

MpuHATa K neyatn 16.09.2025

Ony6nukosaHa 31.10.2025

Daria A. Chudakova, Evgenia V. Uvakina

Level of circulating neurofilaments as a biomarker of spinal muscular
atrophy during gene therapy with onasemnogene abeparvovec

National Medical Research Center for Children’s Health, Moscow, 119991, Russian Federation

ABSTRACT

The aim of the study is to analyze all current data on the role of the level of circulating neurofilament as a biomarker for spinal muscular
atrophy (SMA) during gene therapy with onasemnogene abeparvovec. SMA is an orphan, inherited autosomal recessive disorder caused
by defects in the SMNT gene, which encodes the SMN protein. SMA is characterized by the loss of alpha motor neurons in the spinal cord,
leading to progressive muscle weakness. Onasemnogene abeparvovec is a gene therapy aimed at restoring SMN protein expression in SMA.
The review emphasizes the need to develop a panel of biomarkers to assess the severity of SMA and the effectiveness of therapy, as clinical
methods are often insufficiently sensitive for monitoring treatment response. Neurofilaments, structural proteins of axons released during
neuronal damage are considered promising biomarkers reflecting the degree of neurodegeneration and disease course. However, to date,
the number of studies examining the use of circulating neurofilaments in SMA therapy with onasemnogene abeparvovec is limited, requiring
further clinical and laboratory studies to confirm their significance. This review systematizes existing data on the molecular genetic basis of
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SMA pathogenesis, current treatments, and the potential of neurofilaments as biomarkers in gene therapy with onasemnogene abeparvovec.
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BBepgeHme

CnuHanbHas MbliieyHas atpopus (CMA) — ato op-
¢aHHOE HaCJIeNCTBEHHOE ayTOCOMHO-PELIECCUBHOE HEPB-
HO-MBIILIEYHOE 3a00JieBaHUE BCJEICTBUE JEreHepaluu
Q-MOTOHEUPOHOB MEPETHUX POrOB CIIMHHOTO MO3Ta, Xa-
pakTepusylolleecss MPOTPECCUPYIONIMMU  CUMITOMaMU
BSIJIOTO TMapainya U MbIIIEYHOI aTpoduun. XOTs MpU NaH-
HOM 3a0o0jieBaHUU HanboJsiee CUIIbHO BBIPAXXEHO UMEHHO
MOpak€HUE MOTOHEMPOHOB, B KAKOW-TO MEpe €r0 MOXHO
CUNTATh CUCTEMHBIM, T. K. MpU TIxkEIbIx dopmax CMA
TakXe HaOJI0MalTCs MaTOJOTMU CEepAEYHO-COCYIUCTOMN
CUCTEMBI, MOKEIYIOYHON >XEeJe3bl, MEYEHU, TOJIOBHO-
0 MO3ra, CKEJIETHOW MYCKYJIaTypbl, UMMYHHOI CUCTEMBI

u ap. [1, 2].
BbonbmmHcTBo nanyeHToB co CMA — 3T0 getu v nof -
poctku. CMA — BTOpOe MO 4YacTOTe HACJIEICTBEHHOE

ayTOCOMHO-PEIleCCUBHOE 3a00JIeBaHUE, €ro 4acToTa CO-
crasisieT 1 Ha 6000—10 000 HOBOPOXKAEHHBIX, a 4aCTOTA
TeTePO3UTOTHOTO HOCUTENHCTBA TATOTEHHBIX aJljielieid,
BoI3bIBatoIXx CMA, HaxomuTcs B auamnasoHe 1 : 40—
1 : 50 [3]. IIpu orcyrcTBUU HeobxonuMoil Tepanuu CMA
OCTa€TCs OCHOBHOW TNPUYUHON HETCKOU CMEPTHOCTHU
OT HacJIeNCTBEHHBIX 3a00eBaHMid. CyIeCTBYET HECKOIIb-
KO OCHOBHBIX BUIOB Tepantuu CMA, B TOM 4ucCIie TeHOTe-
pamnusi, 4To JeiaeT HeoOXOMMMOM pa3paboTKy MOIXOM0B
K olleHKe €€ 2(h(PeKTUBHOCTU y KOHKPETHOTO MAIIMEHTa.

MoneKynano-reHeTuquKme OCHOBDbI

natoreHesa CMA

OTHOCUTEJIBHO XOPOIIO WM3YyYEHBl MOJIEKYJISIPHO-Te-
HeTu4eckue ocHOBHI matoreHe3a CMA. B nmopasisioniem
OonbimHCTBe cinydyaeB CMA BbI3BaHa nedeKTaMu TreHa
SMN1, npuBogsgiuMu K AeUIIUTY KOAUPYEMOTO 3TUM
reHoM ToiiHopa3mepHoro 6Genka SMN-FL (SMN full
length). JaHHBI G€10K y4acTBYET BO MHOXECTBE KIIIO-
YeBBIX KJIETOUHBIX TPOIIECCOB, OMHAKO OCOOEHHO BaXKeH
MpU HEeWporeHe3e U OCYIIECTBICHUN HEWUpPOMBIIIIEUHON
CHUHANTUYecKoil mepenaun [4—6]. B reHome uemoBeka
y reHa SMN I cyiecTByeT MpakKTUIeCKU UIEHTUIHBIN eMy
mapaior — red SMN2, ormuyatommiicss ot SMN1 ToBKO
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HECKOJIbKUMU HyKJIeotuaamMu. M3 aTuX oTIMumii ocooeH-
HO (PYHKIIMOHAIBHO 3HaYMMa 3aMeHa HykJeotuaa C Ha T
B calite criiaiicuHra B ak3oHe 7 (¢.840C>T). JlaHHas 3aMe-
Ha MMPUBOIUT K TOMY, YTO 9K30H 7, KaK MpaBWJIO, BhIpe3a-
etcs npu crtalicuire MPHK, a B 6eike SMNA7, KoTopblit
TpaHciupyetcs ¢ atroit MPHK, oka3bsiBaeTcst 3KCITOHUPO-
BaHa CUTHaJIbHAsl IMOCJIENOBATeIbHOCTb, HaIlpaBJIsIoNIast
ero Ha Jerpamaunuio (T. €. 9TOT OeJ0K HecTabuyieH). B pe-
3yabTate ToJbKo ¢ ~10% MPHK rena SMN2 ocyiuecTsis-
etcs TpaHcsanusg SMN-FL. B reHome MOXeT ObITh pa3HOe
KoauuecTBo Konuii reHa SMN2 (ot 0 1o 5 u 6onee), u cy-
IIECTBYET OOpaTHasi KOPPEISLIUSI MEXIY YUCIOM KOTUA
JIAHHOTO TeHa U TSLKECThbIo 3aboieBaHusI. [IpuHSITO Bhze-
aath 5 TunoB CMA, rae: 0 — HauboJiee TsoKEnas popma,
TpY KOTOPOW CMEPTh HACTYIIaeT B MEepUOA BHYTPUYTPOO-
HOTO Pa3BUTHS WM BCKOpE Mociie poxaeHus, IV — camas
Jiérkas popMa, Mpu KOTOPOIA MPOIOJKUTETBHOCTD XKU3HU
MOXET He OTJIMYAThCSI OT TAKOBOM Y 3MOPOBOTO YeJI0BeKa.
OnHako TskecTb CMA UIIb OTYACTU ONpeaessieTCsl KO-
JIMYECTBOM Konuit reHa SMN2, T. K. 3a00jieBaHUE MOXET
MPOTEKaTh TO-Pa3HOMY Yy TAIIMEHTOB C ONMHAKOBBIM YKC-
JIOM KOITMi1 3TOTO TeHa, U CYIIEeCTBYIOT TOMOJHUTEIbHBIE
TeHeTMYeCKUe W/WIN 3MUTeHeTuIecKre (hakTophl, OIpe-
JieJisiole 0COOEHHOCTH naToreHesa [7, 8].

Tepanua CMA

Cy1iecTByeT HECKOJIbKO OCHOBHBIX BHUJIIOB Teparuu
CMA. B niepBy1o o4yepenb, 3TO TeHOTEpamnus mpenapaTom
oHaceMHoreH abOemnapBoBeK (OA; KoMMepuyeckoe Ha3Ba-
Hue 30JITeHCMa), TTPY KOTOPOU B KJIETKH TOCTABJISIETCSI TeH
SMN1 B coctaBe anucomanbHoi JIHK ageHoaccoumupo-
BaHHOTO BekTopa cepotrna 9 (AAV9). Taxke npuMeHseT-
cd Tepanusi, Baustomas Ha craicuir MPHK, Tpanckpu-
oupyemoii ¢ reHa SMN2. CyliecTBYIOT IBa TaKUX JieKap-
CTBeHHbIX Tpemnapara (JIIT), mpolieammx KIMHUYECKUE
WCTIBITAaHUS, — TIperiapaThl Ha OCHOBE aHTHCMBICJIOBOTO
OJIMTOHYKJIEOTHUA (HYCMHEPCEH, KOMMEpYEeCKUEe Ha3Ba-
Hus CrinHpasa u JIaHTeceHC) Uau Majioil MOJIEKYJIbI (puc-
IUATUIaM, KOMMEpUYecKoe Ha3BaHUe OBpucau). Tepamus
atumu JITT pUBOAUT K TOMY, UYTO BO BCEX KJIETKaX, B KO-

Reviews

L.O. BADALYAN NEUROLOGICAL JOURNAL (Nevrologicheskiy zhurnal imeni L.O. Badalyana). 2025; 6(3): 153-159


https://doi.org/10.46563/2686-8997-2025-6-3-
mailto:daria.chudakova.bio@yandex.ru

HEBPOJIOTMYECKUI XKYPHAIT nmenm 11.0. BAOATIAHA. 2025; 6(3): 153-159

https://doi.org/10.46563/2686-8997-2025-6-3-153-159

TOPBbIE OHM TIOCTYNUJIU, YBEIUUUBACTCS YPOBEHB 3pPEJIOi
nonHopa3MepHoit MPHK, skcnpeccupyoleiicsi ¢ reHa
SMN2 c 5K30HOM 7, UTO TIPUBOAUT K MOBBIIIEHUIO YPOBHS
SMN-FL. CoBMmecTHOE TpUMEHEHME 3TUX IBYX BUIOB Te-
parmuy He UCKII0YeHOo. Bemnércss monck qomoHNUTETbHBIX
MpernapaToB, KOTOPhIE MOXHO IPUMEHSTh B COYCTAaHUU
C BBILIEYITOMSIHYTBIMU BUAAMU Tepanuu [9].

ITockonbky Tskénbie popmbl CMA BenyT K MHBaIM-
MA3aIUY ¥ CMEPTU TIALIMEHTa, 2 BOBpEMS HA4aToe JIeYeHNE
naHHbpIMK JITT mpuBOAUT K 3HAYMTEIBHON KOMIIEHCAIIUHN
MaToOJIOTUM, OCOOCHHO BaXXHO CBOEBPEMEHHO BBISIBUTH
MMaIleHTOB, HYXIAIOIIMXCSI B HEMEIJICHHOM Hayaje Te-
parmuu. [Ipw 3TOM I psiga MallMeHTOB TepaIlvs MOXET
0Ka3aTbCsl HEAOCTATOYHO 3(P(PEeKTUBHOM, Y B TAKUX TPYIT-
MMax TAIMEHTOB HEOOXOMWMO BBISIBIICHUWE MUILICHEH ISt
BCIIOMOTaTEJIbHOM Teparuy 1 OIpeaesieHne MOJIEKYJIsSIp-
HBIX MEXaHM3MOB, TIPUBOISAIINX K TAKOW HEITOCTATOUHOM
BOCIIPUMMYMBOCTH K IIPOBOIUMOMY JICICHUIO. DTO TTO3BO-
JINT JOCTUTHYTh MaKCUMaJIbHOI 3((MEeKTUBHOCTU TTPOBO-
nuMoro JedeHusi. OUeBUIHO, YTO JJISI 3TOTO HEOOXOIMMO
HCTIOJIb30BaTh MHOXECTBEHHBIE OMOMAapKEPHI IMATOJIOTH-
YeCKHUX IPOLIECCOB M BIMSHUS HA HUX TEPAITUMN.

IHeab pabOTHI — OIIEHUTDH KIMHUYECKYIO 3HAYUMOCTh
LIIMPOKOTO CHeKTpa MOTeHIIMAJbHbIX OMOMapKEPOB UMEH-
HO B KOHTEKCTE OMHOMOMEHTHON Tepariy reHOTepareB-
TnyeckuM mpenapatoM OA. DTO MOXET MO3BOJIUTH BbIsI-
BUTb HauOoOJIee MePCIIEKTUBHBIC U3 HUX IS JaJTbHEHUIIIETO
MMPUMEHEHUS B KIIMHUKE WJIY, HAIIPOTUB, UCKITIOYUTD 1Ie-
JIeCOOOPA3HOCTh MPUMEHEHUSI HEKOTOPBIX U3 IPOTECTH-
POBaHHBIX O0MOMAPKEPOB IS PELIEHMS TaHHOM 3a1ayuM.

Buomapkepbl ansa oueHkKN 3pPpeKTUBHOCTU
Tepanvun CMA

OA HayaJl TNPUMEHSTbCS OTHOCUTEIBHO HEIAaBHO
(c 2019 r. B CIIA u ¢ 2020 r. B Poccun), u 1o HacTosiie-
IO BpEMEHU OTCYTCTBOBaJM MACIITaOHBbIC JIOHTUTIOTHBIC
HCCIIeI0OBaHMsI, OLIEHUBAIOIIE OCOOEHHOCTH KJIETOUHOTO
OTBEeTa Ha TaHHYIO Teparuio, B TOM YMCJie HallpaBJeHHbIE
Ha BBISIBJICHUE KJIIMHUYECKH 3HAYMMbBIX OMOMapKEPOB.

B 10 Xe BpeMsI ecTb MHOXKECTBO pabOT, B KOTOPHIX Ta-
KHe OMOMAapKEPHI UCIONIb30BAIM IJIsI OLIEHKU 3(P(PEKTUB-
HoctH Tepanuu CMA Tipu edeHUM 3HAaYUTEILHOTO Yucia
nanueHToB apyrumu JII1. DTu paboTsl 0000IIEHB B psiie
3apyOeXXHBIX U OTeuecTBeHHBIX 0030poB [10—12]. Cornac-
HO 3TUM paboTaM HaubOoJjiee YacTo B KauecTBe OMOMapKeE-
poB nmipu CMA u tepanuu JII1, BiusitonimMu Ha CIIaiicUHT
MPHK rena SMNZ2, ucrionb3yloT ypoBeHb (B IJla3Me WIU
CBIBOPOTKE KPOBU, WJIM B CIIMHHOMO3IOBOM >KMIKOCTH)
HeiipodpuminamentoB (H®) — nérkoit mermm H® (NfL)
u dochopmwirpoBaHHoii Tsokénoi nenu H® (pNfH). Dtu
OCJIKM €CTh TOJIBKO B HEMpOHaX, B 00JIbIIIOM KOJIMYECTBE Ha-
XOISITCS B aKCOHAX, M BO3pacTaHME UX YPOBHS B KPOBM WU
CIIMHHOMO3TOBOW KMIKOCTU — 3TO MPU3HAK MACCOBOM TU-
Oenu HelipoHOB. B psine pabot rokaszaHo, uyTo ypoBeHb NfL
u pNfH cHmxaercs ripu 3(p(HeKTUBHOM NMaTOreHETUIECKO
tepamuu CMA, a ux 0a3anbHBI YpOBEHb MOXKET KOppe-
JIMpoBaTh ¢ TsekecTbio CMA 1 uncioM Konuii reHa SMN2.
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ITpu 5TOM HEOOGXOAMMO YUYUTHIBATh, YTO B HOPME YPOBEHD
LMPKyIUpylolux B KpoBu H® OTHOCHUTEIBHO BBICOK
B ME€PBbIE MECALBI MOCIE POXAECHUSA U CHUXKAETCA IO Me-
pe B3pocieHus. [1o3ToMy BaxkHO mapayuieIbHO ¢ OIIEHKOM
MX YPOBHSI B KOTOPTE MAIIEHTOB ITPOBOINUTH MOHUTOPUHT
9TUX MapKEPOB B TPYIIIIE 3MOPOBBIX TOHOPOB TOTO XK€ BO3-
pacTa WIM cpely MalleHTOB ¢ 3a00IeBaHUSIMU, HE TIPHUBO-
ISIIMMUA K HSHPOMBIIIIEUHOM IeTeHepalvK, I O PATHCS
Ha OIMyOJIMKOBAaHHBIC JAHHBIE M MaTeMaTUIECKIE MOMICIIH,
MpeacKa3bIBaoIlKe ypoBeHb HUpKyaupytoimmx HD [13].

Linpkynupyowme HeiippodprnameHTbl
Kak 6uomapkepbl npu Tepanuu npenapaTrom
OHacemMHoreH abenapBoBeK

Panee B MMpOBOII MEIMIIMHCKOM JIMTEpaType CYyIle-
CTBOBAJIM TOJILKO NIB€ pabOTHI IO OIIEHKE MCIOJIb30BaHUS
ypoBHS LHpKyJupyommx H® kak 6moMapkEpoB MpH Te-
parmuu OA, o0e ¢ HeOXXUIaHHBIMM, HEOTHO3HAYHBIMU Pe-
3yJIbTaTaMMu.

B uccnenoBanuu, onyb6aMKoBaHHOM B nekadpe 2023 r.
1 OILICHMBAIOIIEM W3MEHEHMS YPOBHS IUPKYJIUPYIOIIUX
H® niput repariuu OA, B TOM YHCIIe Cpeay MTAlIMEHTOB, 110~
JIy4aBIIUX IO 3TOr0 HYCUMHEPCEH Y PUCIUILIAM, BBISIBIIEHO
rapajoKcajbHOe pe3koe yBenudeHue ypoBHs NfL mocie
Hayana tepanuu [14] (puc. 1).

DTO, BOBMOXKHO, SIBJISIETCSI CJIEACTBUEM OTBETa HEMPO-
HOB Ha BeKTop AAVY, B KoTopoM reH SMN I noctasisiercs
B HEMPOHHKI B cOCTaBe MpernapaTa. B camoM nese, Takoii xe
s¢hdekT (yBenuueHue yposHss HD B 1ma3me M CBIBOPOT-
Ke KPOBHU, a TaKKe B CIIMHHOMO3TOBOM XUIKOCTHU ITOCIIE
BHYTPUMBEHHOIO WM WHTpaTeKadbHOro BBeneHus AAV9
BEKTOpPOB) Habmonanu y makak (Cynomolgus macaques);
CHIDKEeHHME YpOBHS LMpKyaupyoommx HO mo m3Havaib-
HOTO MPOUCXOAUIIO IPUMEPHO Ha 75-1 JeHb Iocie UHQpY-
3uu [15]. B uccienoBanuu Ha camiiax KpbIC IMPU BBEACHUU
pa3HbIX 103 BekTopa AAV9 ¢ reHoM SMNI, B TOM 4ucie
MPEBBIIAIOIINX 0€30IaCHYI0 KOHLIEHTPALIMIO 1 IIPUBO/ISI-
IIMX K YaCTMYHOW HelipoiereHepalu, TakxkKe HaOJoaa-
JIOCh J10303aBUCHMOE TToBhIIeHNEe ypoBHs H® B oTBeT Ha
BBeleHue BekTopa AAVY, COOTBETCTBYIOIIEE CTENIEHU €ro
HEHPOTOKCUYHOCTH, OLIECHEHHO rucrojiorndecku [16].

B cnyyae manueHTOB B BBIIICYIIOMSIHYTOM CTaTbe
M. Flotats-Bastardas u coaBT. U3MepeHUs] ITPOBOIUIU
B CBIBOPOTKE KpoBU 4epe3 1, 2, 6, 10 u 14 Mec 1ocie Ha-
yajia Tepanuu. YpoBeHb NfL BospacTan yxe K IepBomMy
U3MEPEHUIO U NepKajcs Ha BHICOKOM YPOBHE KaK MUHM-
MyM 10 60-ro gHst. Ha 6-if Mecsili OH CHMKaJICS K YPOB-
HI0, KOTOPBIN ObUT Ha Hauajio Tepanuu (puc. 1). I1pu aTom
y 60JIBIIMHCTBRA MALMEHTOB HAOI01a710Ch 3HAYMMOE YIyd-
IIeHWEe TOoKa3aTejeil, Ha KOTOpble HampaBlieHa Teparus
CMA (MOTOpPHBIX (DYHKLIMIA).

Cxoxuit a¢pdexT HabIoaIM B IPYTOM UCCIIeI0BaHUU
¢ MOXOXXUM Au3aitHoM, rae ypoBeHb NfL u pNfH B cbiBo-
pPOTKEe KPOBU BO3pacTajl — XOTS M He y BCeX, a Y MHOTMX
MallMeHTOB — IIpW Tepalu¥ BHYTPMBEHHBIM BBEICHUEM
OA, 1py 3TOM U3MEPEHUST MPOBOAWINCH IPUMEPHO KaxK-
nble 3 Mec Tociie ero BBeAaeHus [17] (puc. 2).
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ala 6|b

Puc. 1. AnHamuka ypoBHa NfL B cbiBOpOTKe KpOBU NaLieHTOB, NoyYyaBLlunX Tepanvio npenapartom OA, B ccnefoBaHun

M. Flotats-Bastardas u coaBr. [14].

a — 0b6beanHEHHbIE AaHHbIe BCEX MaLMEHTOB B KOTOpTe; 6 — AaHHble, MoJTyyeHHble B MOATpynnax nayMeHToB, MoyyaBLUrX NPeALLEeCcTBYIOLLYIO Tepanmio
npenapatamu HyCMHEPCEH U PUCAMUNIaM 1 NocneaytoLlyto Tepanuto npenapatom OA, No cpaBHeHMIO C NaLmeHTamu, nonydyaswmumm Tonbko OA. Mo ocn
abcuycc — BpemA C MOMEHTa Havasna Tepaniu, Mec.

MnntocTpauus BocnponssegeHa 1 moauduumposaxa no nuuexsum CC BY-NC-ND.

Fig. 1. Trend in NfL level in the serum of patients receiving OA therapy in the study by M. Flotats-Bastardas et al. [14].

a— pooled data for all patients in the cohort; b — data obtained in the subgroups of patients who received prior therapy with nusinersen and risdiplam
and subsequent therapy with OA, compared with patients who received OA alone. The abscissa shows time since the start of therapy, in months.

The illustration is reproduced and modified under a CC BY-NC-ND license.

Puc. 2. AivHamuka yposHa HO B cbiBOpOTKE KPOBM Y NaLiMeHTOB, Nony-
yaBwux repanuio OA, B uccnegosanum C.R. Alves n coasr. [17].

Crpenkoi 0603HayeH MOMEHT Hauana Tepanun OA.
WnniocTpauma socnpousseseHa n moandurumposaHa no nuueHsum CC BY-NC-ND

Fig. 2. Trend in serum NF level in patients receiving OA therapy in the
study by C.R. Alves et al. [17].

The arrow indicates the start of OA therapy.
The illustration is reproduced and modified under a CC BY-NC-ND license.
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Puc. 3. AuHamunka ypoeHA H® B cbiIBOpOTKe KPOBM NaLeHTOB, NOJly4YaBLIMX Tepanuio npenapatamm HycuHepceH n OA,

B uccnepgosanuu C.R. Alves n coaBT. [17].

Crpenkamu 0603HauYeHbl MOMEHTbI Hauana Tepanuu npenapatom HycrHepceH (H) n OA.
MnniocTtpayma BocnponssegeHa 1 moaguduumnposara no nuuexsum CC BY-NC-ND.

Fig. 3. Trend in serum NF level in patients receiving nusinersen and OA therapy in a study by C.R. Alves et al. [17].

Arrows indicate the start of nusinersen (N) and OA therapy.
Illustration reproduced and modified under a CC BY-NC-ND license.

I[IpumeuyaTeabHO, 4YTO TIPEAIICCTBYIOIIASl TEpaITus
npernapaToM HYCUHEPCEH WIM PUCIMILIAM B pslie CydyaeB
«CIJIaxXuBaia» MUK YPOBHS HUpKyaupyomux HP mocie
Hayvaja Tepanuu rmpenaparoM OA B 000MX UCCIETOBAHUIX
(puc. 1, 3).

Reviews

Yucno nmauueHToB B 06erx paboTax ObLIO HEBEJIMKO,
T. €. 9T UCCICHOBAHMS MOXHO CUUTATh <«IIAJIOTHBIMH».
Taxk, B uccnenoBanun C.R. Alves 1 coaBT. yyacTBOBaIu
TOIBKO 9 manmeHToB co CMA, TIOTy9aBIINX TEPAITUIO HY-
CHHEpPCEeHOM, 7 MAIIMEHTOB, IIPOXOIUBIINX JICUCHHUE TIpe-
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mapatom OA, 1 6 maLKeHTOB, MOJyYaBIIKX 00a BUIA Te-
panuu. B pabore M. Flotats-Bastardas 1 coaBT. HaMBHBIX
mareHToB 06110 19, Ha 1-M 1 2-M m3mepenun (1 u 2 mec
rocje Havyajua Tepanuu) — 15, Ha 3-M (6-ii MecsiLl rmocie
Havana teparmun) — 10, Ha 4-M (10-i1 MecsI1I mocyie Havya-
J1a Tepanuun) — 6, 1Mo 3aBeplLIeHUN KCCIeq0BaHus Ha 14-i1
Mecs1l TTocie Havana Tepanuu — 4. Koropra Takxke Oblia
JIOBOJIBHO HEOMHOpOIHA IO Bo3pacty (0T 2 mo 46 mec),
a usMepeHue ypoBHs H® nmjasi HEKOTOpHIX IMALMEHTOB
MPOBOAWIN B NIPYyroW jabopaTopud W APYTUM METOAOM
(oTMeTHIM, YTO TIPUHATO CUMUTATh, YTO BTU METOIBI TAIOT
cxonHble pe3ynbTaThl [18]. HecMoTpst Ha M Tak HEeOOJIb-
1II0€ KOJTMYECTBO MAIlMeHTOB, KOTOpTa OblJIa HEOMHOPOIHA
W B TUTaHE HAJIWYMSI WA OTCYTCTBMS IIPEIIICCTBYIOIICH
Tepanuu ApYruMHu Ipenapartamu. Bc€ aTo oTMeuaroT u ca-
MU aBTOpHI. [103TOMY BO3HMKIIA HEOOXOAUMOCTD JaJIbHE -
mux 00Jiee MaCIITaOHBIX MCCICTOBAHNM, OTBEYAIOIINX Ha
BOIIPOC, MOXHO JIM MCIIOJIb30BaTh ypoBeHb HM® kak 6mo-
Mapkép nipu tepanuu OA.

B anpene 2025 r. B «<HeBponornyeckom xxypHajie MUMEHHU
JI.O. BapgangHa» oryO0IMKOBaHBI pe3yabTaThl OTEYECTBEH-
HOI paboThl, MPOBEAEHHOI Ha OOJBILION KOropTe Ialu-
eHroB co CMA (79 mauueHToB), a TaKXKe B KOHTPOJILHOM
TPyIIIe HEBPOJIOTUIECKH 3M0pOBLIX aAetel [19]. YcraHobme-

JUTEPATYPA (n.m.1-9,

10. IMomnos K./., Anekceea T.M., Hazapos B./., Biacenko A.W., Ma-
nbiieB C.M. MoJieKyasipHble MapKepbl TSKECTH 3a00JieBaHUSI U

1

13

HO 3HauMMoe CHIDKeHHue ypoBHSI NfL B CBIBOpOTKE KpOBHU
manueHToB co CMA yepe3 3—6 Mec ociie Hadajia TEpParum.
IIpu sTOM «IMapamoKCaabHBIA TUK» YBEIWYCHUS] YPOBHS
mpkKyaupytonmx H® y HeKOTOpBIX MalMEeHTOB B 3apy0exk-
HBIX paboTax HaOIIOIaIM B OCHOBHOM 110 3—6 Mec mociie
Havajia Tepanvy, 1 Ha4rHasi ¢ 1-To Mecsiia HaYMHAJICS CITa
3TOrO «1MKa» (puc. 1). KpaiiHe HeOOJbIIIOE KOTMYECTBO Ia-
LIMEHTOB Ha 00JIee MMO3IHMX CPOKaxX MOoCcjie Hayala Teparu
B OITyOJIMKOBaHHBIX 3apyOEKHBIX paboTax (Harpumep, 7 ma-
LIMEHTOB Ha 6-i1 Mecs1r, 4 Ha 10-i1 1 3 Ha 14-ii B ucciegoBa-
Hunu M. Flotats-Bastardas v coaBT. [14] He TTO3BOISIET ITPO-
BECTH CPaBHEHME 3TUX TAHHBIX C OTCUECTBEHHBIMMU.

3aknueHne

CoOpaHHbBIE HA HACTOSIIIMI MOMEHT IAaHHBIE CBUIC-
TEJILCTBYIOT O TOM, YTO ypOBeHb LMPKyIupyomux HD,
OIpeneisieMblii B CBIBOPOTKE KPOBM, MOXHO HCIIOJIb30-
BaTh KakK OMOMAapkKeép TuOelu HEWPOHOB, OTpaxKarolluit
TSDKECTh 3a00JIeBaHMS (MM KJIETOYHBIN OTBET Ha BEKTOP
AAVY), a takke mig OIeHKHM 3(PDEKTUBHOCTH Teparuu
npenaparoM OA depe3 3—6 Mec Iocjie Hadaja Teparuu.
HeobxonuMel naapHeIe uccaenoBaHus B 3TOM 00IacTu
IUIST pa3pabOTKM M ONTUMU3ALIMU TIEPCOHATN3NPOBAHHOMN
Tepanuu manueHToB co CMA.
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