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Crunasbrast MblnedHas arpodus (CMA) - ayTocoMHO-pereccuBHOe HelipojiereHepaTuBHOe
3abojieBaHue, BCJIEJICTBAE KOTOPOI'O Pa3BUBACTCHA IMPOrPECCUPYIONIA MbBIIIETHAs CJIa00CTh 110
HpUYIrHE JIerpajaliui ajib(a-MOTOHEHPOHOB IEPEeIHNX POrOB CIUHHOIO MO3Ta. B KOHeIHOM
UTOre MPUBOIUT K [Mapa/Jndy TYJOBUIIA U KOHEIHOCTEH 1 CMEPTU BCJIEJCTBUE PA3BUTUS JbIXa-
TesIbHOI HeroctarounocT [3|. fpisiercst onauM 13 HanboJiee PACIPOCTPAHEHHBIX ayTOCOMHO-
pereccuBHbIX 3aboseBanuii[1]. Ternernaeckoit 0CHOBOI 3a60/1eBaHNs SIBISAIOTCS MyTalldl B TeHe
SMNI1. ¥ naHHOro reHa ecTh BBICOKOIOMOJIOTMYHBIN mapaJsor - ren SMNZ2, o oTimdaercs oT
SMN1 10 cMHOHUMUYIHBIMU 3aMEHAME U H-HyKJICOTHTHON BeTaBKoii [4]. Kpurnueckoii sipyisiercst
3aMeHa B 7 3Kk30He. B pesynbrare nee 90% rTpanckpunros rena SMN2 jmimenbl 7 9K30Ha, B
pesyJbTaTe dero CUNThIBAeTCst (DYHKIIMOHAIBHO HeaKTHBHBIN Getok SMN [2].

Opmamm 3 noaxonos K Tepanun CMA saBnsieTcss Bo3zeiicTBue Ha ciutaiicuar rena SMN2
AHTHCMBICJIOBBIME ostnroryKaeotnaamu (ACO).

[es paboThI - OlEHKA yBEJIMIEHHSI JI0JIN TIOJTHOPpa3MepHOTo TpaHckpuiita rera SMN 2 mociie
repanuu aHTHCMbICJIOBbIMU LNA-ommronykieorngamu. B Hameil jaboparopun ObLIn paspa-
O60TaHbI AHTUCMBICJIOBBIE (POCHOTHOATHBIE OJTUTOHYKICOTUIbI, nMerornne Moaudukanmio LNA.
st cpaBHEHUST MCIIOTB30BAINCh paspaboTannbie paxee docdornoarabie ACO ¢ MeTHIBHOM
voudukarmeit. Tpanchexnun ACO mpoBoguan Ha KyabType (GpubpobIacToB MAIMeHTOB CO
CMA.

OcnoBubIM MeToz0M ObLia TP ¢ obparHOil TpaHCKPHUIIIIUEH U OC/IEIYIOIIIM 3JIeKTPOdO-
peTuuecKuM pasjiesieHneM 1mpod B mosimakpuaaMuiHoM rejie. O6paboTKa pe3ysibTaToB IPOU3BO-
JIJTACh TIPHU TIOMOIIN JeHCHTOMETPUIECKOTO aHa/mM3a B mporpaMmme Image J.

B pesyJibrare npoBeIeHHOrO SKCIIEPUMEHTa MbI IIPHUIILIN K BBIBOJLY, YTO pa3padoTaHHble Ha-
v ACO ¢ mogudukarmeit LNA crmocoOHBI TPOSIBJIATE TepaeBTUIecKuil 3(pdeKT B MOBBIIIEHNN
JIOJIA TIOJTHOpa3MEePHBIX TpaHcKpuiToB reia SMN2. Kpome Toro, ijsi HEKOTOPBIX OJUTOHYK-
sleotu 108 ¢ Mojdukanueit LNA Ob11 BbIsiB/IeH TepaneBTudeckuit 3¢hdheKT, KoToporo He HabJII0-
nanochk y ACO F8 ¢ merunipHON Momudukanmeii. Takum obpazom, ACO ¢ mogudukanmeir LNA
SIBJIATOTCA (PPEKTUBHBIMU ITPU TIOBBINIIEHUT YPOBHS TOJTHOPA3MEPHBIX TPpaHCKpUITOB SMN2 u
MOTYT OBITH TPUMEHUMBI TIPU pa3paboTKe 1moaxo10B K Tepanun CMA.
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