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'eHIIK Tepamnusda AereHimMis He?

Tepanuanbik reHai HaykKac »KacyllacblHa eHri3y HemMece
reHAiK OPHEKTI ©3repTy apKbl/ibl eMagy

CoMaTuKabIK Tepanus TEK HayKacKa acep eTeni

[epMUHanabl Tepanus yprnakka 6epinyi MyMkiH,
COHAbIKTaH LWeKTeneni
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eX Vivo »XaHe in vivo




Ex vivo >K9He in vivo

Ty3ety afF3ajaH TbiC af3a iwiHge
TacbiMangay YKacylwa KainTa eHrisinepai BEKTOp TiKenewn eHrisineq,

Mbican CAR-T, CD34+ »acywanap AAV apkbisbl Ke3, 6ayblp



'eHIIK Tepanus BeKTOpPJIaphl

AAV JleHTUBUPYC

Kayincis, canbiCTbipMasibl TYpAe a3 UMMYH/bIK, FeHOMfa MHTerpaumsaaHabl: y3akK acep
YKayan, CbIbIMAbl/bIFbl LLAMaMeH 4,7 MblH, H.

ApeHoBupyc JIunuaTti HaHoGeLWeK
KyaTTbl, GipaK KywWwTi MIMMYHAbIK, yKayan 6epegi BupycTbiK, eMec TacbiMangay



laMy Ke3eH1epl
oo

1990 ADA-SCID empaeyre anfallkbl KIMHUKAJbIK CbIHAK,

1999 K. TencmnHrep Kasacbl: Kayincisgik Tanantapbl Kywlenai
2012 Glybera (EOQ): anfallKbl MaKy/4aHFaH reHaiK Tepanums
2017 Luxturna »aHe anrawkbl CAR-T (Kymriah) MakyngaHabl

2023 Opak, »kacywanbl aHeMusira CRISPR-Tepanus (Casgevy)



CAR-T TepanuscCel

HaykacTbIH T-XKacylwianapbl asiblHaabl

Onapra xumepni aHTureHgik peuentop (CAR) reHi
eHrisinegi

YXKacywanap kebeuntinin, Haykacka Kamra Kymblnaabl
B-»acyLwianbl nemkos 6eH ammebomMaga KonaaHblinaabl CA R'T

iCiKKe barbITTanfaH T-
»Kacywanap




Toyekesiiep MeH LIEKTEYyJIep

MMMYHADIK XKayan NHCcepuuanbiK MyTareHes
BekTopfa Kapchbl peakuyms NHTerpaums oHKoreHai icke Kocybl MyMKIH
KyHblI Xetkisy

bip eMHiH, 6aFacbl eTe Xofapbl BapbIK TiHre BEKTOP XETKi3y KUbIH



KiIMHUKaAJIBIK >Kardauabl TaJIaay

feHeTUKaNbIK,
ceben Tepanus
MyTauus, BEKTOP, TaCin
Myparepnik

MarHos
A Toyeken

KJIMHUKaJbIK

; 3TMKa, KYHbI
oenrinep ¥

NP N214: ocbl cxeMaMeH HaKTbl KJIMHUKAbIK XXaFaauabl TanaaHbl3.



KOPBITBIH/IBI >KoHE 0aKbl/Iay CYpaKTaphl

EX vivo MeH in vivo TepanusiHbiH, ablpMacbl KaHaan?
AAV BeKTOpAbIH apTbIKLbI/bIFbl HEAE?
CAR-T Kanawm xacanagbl?

Tancbipma: NP N214, TonThIK, »X0ba
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