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Ha aBTOpedepar auccepranuu BanerauroBoit Kamuel Po6eptoBHb! «Ilostyuenne MoaeIbHOi
CHCTEeMbI CIIHHAJIbHOM MbIIIECYHOH ATPOG UM HA OCHOBE HHAYLHPOBAHHBIX
IUIIOPUIIOTEHTHBIX CTBOJIOBBIX KJIETOK 4YeJI0BeKa), IPEICTaBICHHON Ha COUCKAaHUE YUEHON
CTENEHU KaHau1aTa OMoJornueckux Hayk 1o cnernuaibHocT 03.02.07 — reHeTHka

JHannast paboTta mocBsieHa pa3pabOTKe KIETOYHON MOJENN CHUHAIBHON MBIIICUHOM
aTpo¢uu Ha OCHOBE UHIYLUPOBAHHBIX IJIIOPUIOTEHTHBIX CTBOJIOBBIX KJIETOK YEJIOBEKa.

CrunanpHast MblmieuHas atpoduss (CMA) oObeauHseT TPYIINy HACIEACTBEHHBIX
3a00JIEBaHUN, OTJIMYUTEIBHOM OCOOEHHOCTBIO KOTOPBIX SBJIETCA  IPOTPECCUPYIOLIAs
nereHepanyst nepudepuyeckMx MOTOPHBIX  HEMpPOHOB, YTO MPHUBOAUT K  Pa3BHUTHUIO
CUMMETPUYHOI'O BSUJIOTO Iapajnya MONEePEeYHO-TI0JI0CATON MYCKYJIaTyphl U SBIISIETCS OJHUM M3
HauboJsiee pacpoCTpPaHEHHBIX HACIEACTBEHHBIX 3a00JIeBaHUH.

Kak u g OonplimHCTBA HElipoAereHepaTuBHbIX 3a0oeBanuil, st CMA 110 cux nop He
cymiectByeT 3((EeKTUBHOTO JICUCHHs, W OOJbHBIC BBIHYXKICHBI OBITh OTPAHUYEHBI TOJBKO
NAJTHATUBHBIMU METOJAaMH Tepamnuu. Takue OOJIbHBIE HYXIAIOTCA B KBIU(DUIIMPOBAHHOM
yXOJ€, CIEUUAbHBIX CPEACTBAX I'MTMEHbl M MUTAaHUS, & TAKXKE B PECHUPATOPHOU MOIJIEPKKE.
Bce 3T dakTopsl B ONpeAeseHHOl CTEeNeHN MOTYT HPOJJINTH JKU3HB OOJBHOTO Ha HEKOTOPOE
KOJIMYECTBO MECALIEB WM JIET, HO HE YJIYYIIAIOT €€ KaueCTBa.

BaxxHo moHuMaTh, 4TO CO3[JaHHE HOBOT'O TEPANEBTUYECKOTO MOAXOAA K JECUCHHUIO TaKUX
MAIMEHTOB, TpeOyeT HKCIEPUMEHTAIbHONW pa3pabOTKU pENeBAaHTHBIX KJIETOYHBIX MOJeNei
JAaHHOTO 3a00JIEBAHMUS.

B pa6ote Banernunosoit Kamuisr Po6epToBHBI pazpaboTana HOBast MO/I€NIbHASI CUCTEMA,
cocToflIasl U3 MAalMEHT - cneuuduyHbIX KiIeTok OonpHeIXx CMA | u |l Tuma u 3mo0poBoro
4eJI0BEKA, [I0ITOMY aKTyaJIbHOCTh U Hay4yHasl HOBU3HA UCCIIEI0BAaHUSI COMHEHUN HE BBI3BIBACT.

BrIcoknii ypoBEHb METOAMYECKON MOATOTOBKH aBTOPA MO3BOJIAI IIPOJAEMOHCTPUPOBATS,
YTO WHAYLIUPOBAHHBIC ITFOPUTIOTEHTHBIE cTBOJIOBBIE KileTkH (UIICK) uenoBeka, monyueHHbIC U3
¢ubpo6s1acTOB MalMEHTOB CO CHUHANBHOW MblmieyHoN arpodueit | u |l Tuma ¢ momouisio
SMHMCOMHBIX BEKTOPOB, MMEIOT TI'EHOTHN OOJBbHBIX M CBOWCTBA CAMOOOHOBJIEHUS H
TUTIOPUTIOTEHTHOCTU. ABTOPY JaHHOW pPaOOThI yAQJIOCh TOCTHYb OONBIION 3(PeKTUBHOCTH
penporpaMMHUpPOBaHUsl KJETOK, YTO BEPOSATHO OBLIO CBA3aHO C OOJBIIMM KOJIUYECTBOM
smiucomuoit  JIHK,  mnpuxopsmeiics Ha  ogHy — KJIETKy-MHIIEHb.  D(QEeKTHUBHOCTH
pENpOrpaMMHUpPOBaHUs, OLICHEHHAs KaK OTHOLIEHHE KOJWYECTBA KOJOHHUM, ITOJIOKUTEIBHO
OKpAaIlIMBAIOIIUXCSl Ha MIENOYHYI0 (ocdarady K HCXOJHOMY KOJMYECTBY KJIETOK, COCTaBMIIA
0,1% (~ 100 xomonmii Ha 10x105 kietok). BakHO OTMETHTH, YTO TOJYYCHHBIC 3HAYCHHS

3(1)(I)CKTI/IBHOCTI/I perporpaMMrupoOBaHusl Ha NOPAHOK BBIIIC, YCM AHAJIOTMYHBIC 3HAYCHHUA HC



TOJIbKO TIOJIy4eHHbIE aBTOPOM B 0Oojee paHHUX OJKCHEpPUMEHTaX, HO U KOJUJIEKTUBAMU
3apyOeXKHBIX HCCIenoBaTeiei. OKCIpeccusi KIIOYEBBIX TI'CHOB IUIIOPUIOTEHTHBIX KIIETOK
yenoBeka B moiydeHHbIX JuHHMAX MIICK Obima mpomeMOHCTpUpOBaHa C IMOMOIIBIO JABYX
pa3IMYHBIX METOJIOB, YTO TOBOPUT O CKPYMYJIE3HOCTU MOJX0/a, KOTOPBIA aBTOP MPUMEHWI AJIs
pellleHus] MOCTABIEHHBIX dKCIEPUMEHTANbHBIX 3a/1ad. [TIOpUNOTeHTHBIH CTaTyC MOJy4YEeHHBIX
muanid UTICK ObLT moaTBEp Xk IeH ¢ TOMOIIBIO CrioHTaHHOU auddepeniupoBku in Vitro. Kpome
TOTO, TIOJIyYCHHBIE JIMHUM OBUIM OLIGHEHBI 10 pe3ylbTaTaM TecTa Ha CIHOHTAaHHYIO
nuddepenimpoBky. B cucreme in Vivo 6sut0 mokasano, uyro auauu UTIICK iISMA37, iSMA40,
ISMAG6L, m3SMAG6 00pa3yroT MPOU3BOAHBIE TPEX 3apPOJBIIICBBIX JUCTKOB, YTO IO3BOJISCT
clenaTth BBIBOJ O IUIIOPUIIOTEHTHOCTH JAHHBIX KIETOYHBIX JuHHHA. KapuotunupoBaHue
nosyueHHbIX JuHUE WIICK, no3Bosniau aBTOpY BBIIBUTH ONTHUMAJIbHBIE CPOKH M YCIIOBHS
KYJIbTUBHUPOBAHUS HCCIEAYEMBIX KJIETOK. BbUIO yCTaHOBIIEHO, YTO AJIS MOMYyYEHUs aJIeKBATHBIX
pe3ynbTaTOB NpU H3ydyeHUW KieTouyHoi wmogenu CMA, NOpUHIUMOUANBHBIM — SBISETCS
ucnosabszoBanue UIICK Ha paHHuX naccakax KyJabTUBUPOBAaHUS.

OcoOblii WHTEpEC Ha HAml B3I MPEACTABISET pasfel padoThl IOCBSIIEHHON
HanpasneHHoi nuddepennuporke UIICK B MmoTopHbIe HEMpPOHBI. ABTOP MPOAEMOHCTPUPOBA,
YTO BCE CTaIuU HelpanbHOU nuddepeHIIMPOBKU OT MPEANISCTBEHHUKOB MOTOPHBIX HEHPOHOB
70 UX 3penbix (popM ObUTH MPOIIEHBI KIETKAaMH PA3IUYHBIX JHHAN C MPUMEPHO OJMHAKOBOM
¢ pexTHBHOCTBIO. Ha cTagny HelposnuTenaabHbIX MPEAIIeCTBEHHIKOB TOKa3aHa SKCIIPECCUs
OCHOBHOTO MapKepa JaHHOTO THIIa KJIETOK — TpaHCKpurnmuoHHOro dakropa SOXI1, a Takxke
TpaHcKkpunuuoHHoro ¢akropa PAXG6. Cpeanee komndyectBo SOX1+ knetok Ha 9 neHb
mupdepermmpoBkn  coctaBmwio 90%. PAX6+ kmerok — 71%. Ha 3akimouyuTenbHOM CcTajaud
nuddepeHMpoBk  Oblia mokaszaHa okcrpeccusi CHAT  (amerwnxomuuTpaHcdepasa) —
bepMmenTa, obecreunBaroLero OMOCUHTE3 HelipoMeanaTopa aleTHIX0JIMHa, HE00X0IMMOTo I
nepefayd HEpBHOTO HUMIIYJIbCa MOTOPHBIMM HEHpOHaMH, OCYILECTBISIOUIMMH HEPBHO-
MBIIIEYHYI0 Tepexady. MMeHHO modsToMmy IaHHBIA Oelok, Oyaydd OJHHM W3 OCHOBHBIX
CTPYKTYPHBIX JJIEMEHTOB CHHANTUYECKOH MeMOpaHbI M MapKepoOM 3pelnbiX (yHKIMOHAIHHBIX
CHHANITUYECKUX KOHTAKTOB MOKET MAapKUpPOBaTh 3pejble MOTOPHbIE HEHWPOHBI, CIOCOOHBIE
OCYILIECTBIISITh CBOIO OCHOBHYIO (yHKIHIO. OTpPOCTKM 3peibIX MOTOPHBIX HEHpOHOB
dbopmupoBami MeKIy co00i MHOTOUMCIIEHHBIE CHHAIICHL. B ydacTkax (opMHpOBaHUs CHHAIICOB
ObL1a mokaszana skcrpeccus oenka SYNI.

Takum obOpa3oM, B JaHHOH paboTe B pe3yiabTaTe HamNpaBICHHOW TU(QPepeHIIMPOBKH
UIICK ot 60apHOrO CMHAIBHOM MbleuHoi arpodueii |, |l Tuna u 3m0poBoro yenoseka ObUTH

MMOJIYYCHBI MOTOPHBIC HCI)IIpOHBI, SKCHPECCUPYIOINE OCHOBHBIC MapPKEPEI JAHHOT'O TUIIA HCPBHBIX



KJIETOK U KOTOpBIE MOT'YT OBITh IPUMEHEHBI B KAUE€CTBE KOMIIOHEHTOB MOJIEJIbHOW CUCTEMBI IS
U3y4deHUs N1aTOreHe3a JaHHOTO 3a00JIeBaHuUsI.

Ecte Bce oOcHOBaHUS MojaraTb, 4TO pa3paboTaHHAas aBTOPOM KIETOYHAs MOJIEIb
CHMHAJIBHON MBIIIEYHOM aTpouu IOCIYXUT OCHOBOM [UIl HCCIENOBaHMUS OCOOEHHOCTEH
JAHHOTO 3a00JieBaHMsI Ha MOJIEKYJIIPHOM M KJIETOYHOM YPOBHSX, a TaKkXKe A pa3paboTKu
BBICOKO?()(DEKTUBHBIX M OE30MACHBIX METOJOB HCIPABICHUS MyTaluii, BbI3biBaromux CMA, u
CKPHMHHHIA IOTCHIUAIBHBIX JICKAPCTBEHHBIX COCIMHECHU.

Bce monoxeHus, BbIHOCHMBIE Ha 3alllUTy, HALUIM OTpak€HHE B BbIBOJAX palOThI,
KOTOpBIE ITOJIHOCTBEO COOTBETCTBYIOT IIOCTABICHHBIM LEJIAM U 33[1a4aM UCCIIEIOBaHUS.

Pe3tomupys BBIIEU3IO0KEHHOE, CIEAYET OTMETUTb, 4YTO JIUCCEPTAlMOHHAas paboTta
BanernunoBoit Kamunbl PoOeproBHbl «llonmydyeHne MOAENBHOM CHUCTEMBI CIIMHAIbHOU
MBILIIEYHON aTpo(uUu Ha OCHOBE MHIYLMPOBAHHBIX IUIIOPUIIOTEHTHBIX CTBOJIOBBIX KJIETOK
YeJI0OBEKa» SABJIAECTCSA 3aKOHYCHHBIM HaY4YHBIM HCCIIEJOBAHMEM, BBIIIOJHEHHOM Ha COBPEMEHHOM
HAyyHOM U METOJAMYECKOM YpPOBHE, M COOTBETCTBYeT TpeOoBaHusM «llonoxenus o
IIPUCYKJECHUN YUYEHBIX CTEIEHEN», PEABSIBIAEMBIM K TAKOTO POJIA UCCIIENOBAHMAM, A €€ aBTOp
3aCIy’KMBAae€T MPUCYKICHHUS YYEHOM CTENeHM KaHAuWAaTra OMOJOrMYeCKMX HayK 110

cruenuanbaocty 03.02.07 — regeTHKa.
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