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AHTUCMBICJIOBBIX OJIMTOHYKJIEOTU/IOB, JOCTABJIEHHBIX HNEIITHIHBIM HOCUTEIEM B
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Crunasphast Mblmednas arpodus (CMA) - onHO U3 caMbIX TSZKeIbIX HACJIEJICTBEHHBIX
HEPBHO-MBIIIEYHBIX 3a00JI€BaHNIT, KOTOPOE XapaKTepU3yeTcd JereHeparyeii MOTOHEPOHOB T1e-
pPeJHUX POrOB CIIMHHOI'O MO3Ta, UTO SBJIAETCS MPUIUHON [IPOTPECCUPYIOINIEH MBIIEIHONW aTpPO-
¢un, kKoropasi B OOJIBITUHCTBE CAyYaeB IPUBOJUAT K Hapaandy u cmeptu. llpuunnoit passurus
CMA sBiistoTcsi TOMO3HTOTHBIE MyTalwn, Bopiekatorne red SMN1 (survival of motor neuron)
B siokyce 5ql3 [1]. Myraruu B JaHHOM reHe IPUBOJAST K HEJIOCTATOYHOMY COJEPIKAHUIO Oeslka
SMN, KOTOpBIit TPUCYTCTBYET KAK B IUTOILIA3ME, TAK U B si/Ipe, IJie OH PACIIOJIAraeTcs B COCTaBe
0co0bIX cTPYKTYD - “gems” [2|. B renome uesoeka cojepxurcs red SMN 2 - BICOKOIOMOJIO-
rudHas jymnkaius reaa SMN 1, ciocobublit TakKe cunTe3npoBaTh Oeok SMN, onnako Juib
10% rpanckpunros rema SMN 2 npuBogdar K TpaHcasaiuu (HyHKIMOHAILHOTO OesiKa, YTO Bbi-
3BaHO CHHOHUMUYIHON TouKOBOI MyTarmeit C—'T B ceapmom sk30He reHa SMN 2, 910 puBOINT
K MCKJIIOYCHHIO cebMoro sK3ona n3 nPHK u cunresy ycedennoro Geska [3).

Ha gamubIif MOMEHT cymecTBYIOT moaxojbl K Teparnn  CMA, ocHOBaHHBIE Ha KOPPEKIUN
cinaiicunra rena SMN2 na done myranuii rena SMN 1 ¢ TOMOIIBIO aHTUCMBICIOBBIX OJIUTO-
aykseoT 108 (ACO). Ho npobiema noctaku ACO B KJIeTKH HAIIMEHTOB OCTAETCST AKTYAIbHOM.

Pabora ObLia BbITOJIHEHA C TEIBIO OIEHKH TEPANeBTUIECKOro 3DdeKTa OT JOCTaBKH aH-
TUCMBICJIOBBIX OJIUTOHYKJIEOTHIOB TENTHIHBIM HOCUTEIEeM B KyIbTypy dhubpodiractos CMA.

st locTaBKH OJTMTOHYKJIEOTUJIOB B KYJIBTYPbl (puOPOOIACTOB, TOJIyIEHHBIX OT ITAIlMeHTOB
co CMA, MBI HCIIOJIB30BAIN paHee pa3pabOTAHHBI HAMU apTMHUH-OOTATHIN MEeNTHIHBI HOCH-
TeJIb, MOAMMDUIINPOBAHHBIN JIMTAHIOM K UHTEIPUHY v[33.

Jl1s1 O1leHKU ypOBHSI MTOJTHOPA3MEPHBIX U YCEUEHHBIX TPAHCKPHUIITOB MbI UCIIO/Ib30BAIH Me-
To, mosiykosimdectserHoit [I1IP ¢ obpaTHoit TpaHcKpuIImeii ¢ mocae Iy onumM 3J1eKTpodopeTu-
YeCKUM pazjiesieHreM pod B OJMaKPUIAMUIIHOM Tesie. KommyecTBo BHY TPUSIEPHBIX CTPYKTY D
gems OlleHuBa/ U Ha (BJIYOPECIIEHTHOM MHUKPOCKOIIE IOC/Ie OKPAINBAHUS [IPEIapaToOB aHTUTe-
jlamu K 6enky SMN.

B pesysibraTe IpoBeIEHHOIO UCCIII0BAHNS OBLIO TOKA3AHO 3HAYUMOE YBeJIMIeHUe JI0JIU 1101
HOPA3MEPHBIX TPAHCKPHUIITOB U KosrrmdecTna Oeska SMN 1pu jgocTaBke mMenTuiHbIM HOCUTEIeM
TEPAITEBTHIECKIX AHTUCMBICIOBBIX OJINTOHYKJ/IEOTUIOB B Ky/IbTypy (hubpodiactos CMA.
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