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3¢ PeKTUBHOCTb KOHCTPYKLMUN Ha ocHoBe AAV
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[osicHo-kKoHEeuHOCTHAsT MuonucTpodusi R9 — ayrocomHo-pernieccuBHoe 3a00J€BaHME, BBI3ZBAHHOE
MyTaied B ree FKRP, komupyroieM (yKyTHH-POICTBEHHBIN Oenok. [eHHas Tepamnus Ha OCHOBE
a/IeHO-aCCOLMMPOBAHHOTO BHpyca (AAV) crmocoOHa NMPHUBECTH K perapalydyl MYTaHTHOTO TeHa U
BOCCTAHOBJIEHHUIO CUHTE3a OeKa, OII0CPEA0BAHHOIO TpaHCAyKIMeH Bekropa [1].

B wuccnenoBanuu Obina paszpaborana koHcTpykims AAV9.FKRP, necymas Tpancrennsiii FKRP.
D¢ PEeKTHBHOCTE TOCTABKH MPOTECTHPOBAHA i1 Vivo HA MyTAaHTHBIX MBIMax JHHUH P448L, KoTOophM
npenapar ObUT BBEeJIeH B/B U B/M. B nanbHeiimem yepe3 30 cyTok Mpou3BeIeHbI 3a00p Onomarepuana u
THCTOJIOTUYECKOE HcclenoBanne: mMmyHogmyopectertws (D) u MmophomMeTpus MBIIICYHBIX BOJIOKOH
(MB).

[To pesynsraram D nomns TpaHcayIUpOBaHHBIX BOIOKOH JocTUra 30% 1 Obliia corocTaBuMa ¢ TAKOBOM
y 37I0pOBBIX MbItIeil. [1aTTepH pacnpeaeneHns B OCHOBHOM CapKOJIEMMANIBHBIM — HU3KOE KOJIMYECTBO B
LUTOIIa3M€e CBUJIETEIbCTBYET O HETTOJIHOM BOCCTAHOBIIEHUH CHHTE3a de novo.

IIpu 0030pHOM OKpAIIMBAHUM I/3 — TEHACHIUS K CHIXKEHHIO Joiu MB ¢ MHTepHAIHU3HPOBAHHBIMU
SIIpaMA B HEKPO30M, HO COXpaHECHHUE BAPHAOCIIEHOCTH Pa3MepoB U (OpM.

Bonee »dpdexruBnas tpancaykuus mnocie BBereHuss AAVYO.FKRP u ynydiieHne rucToiorudeckux
apaMeTpoB MHOIUCTPO(UH yKa3hIBAIOT Ha BO3MOKHOE JalbHEWIIee MPUMEHCHHE KOHCTPYKIMH C
YBEIWYEHUEM BBIOOPKU M BPEMEHHM 3KCIIO3HMILIUH TIpenapara B OpraHu3Me MBIIIEH.

Qunancuposanue: TocynapcTBeHHOe 3ajaHue «l €HHO-KJIeTOYHasi peryssilus pereHepanuy TKaHei
OTIOPHO-JIBUTATEIBHOTO allllapara U pa3padoTKa JEKapCTBEHHBIX MIpenaparos Ha ux ocHose», FURG-
2025-0050, 1024100700005-8.
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