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Hokayt CCR5 B nepBuYHbIX T-Knetkax ¢ nomouwbio CCR5-Uco-TALEN
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3apaxxeHune BUY nocne HokayTa CCR5 B T-KneTKax yenoseKa
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HokayTt CCR5 B nepBuyHbix CD34+ Knetkax
c nomoubto CCR5-Uco-TALEN
ddPCR

Ch1Pos:7568 Ch2 Pos:8765

4000

3000

2000 —

Events

1000 —

T
NTC 480 R+L 66ng R+L 66ng

051 g 0.601 <

Sample

38%

1% 0.992 %

T
NTC

T T
480 R+L 66ng R+L 66ng
Sample

T T
L 66ng untreated 66éng

1996 1998

L 66ng untreated 66ng

9P PeKTUBHOCTb
peaaKTUpoBaHUA
reHa CCR5



Universitatsklinikum I
Hamburg-Eppendorf

Llenb
OntTumusauyma npotoKosa Hokayta CCR5 B remonosaTU4yecKux
CTBOJ10BbIX KneTKax ¢ nomoubio CCR5-Uco-TALEN

1. Bbibop npoTokona TpaHcheEKUMM C HAMOONbLLIMMUM NOKA3aATENAMM
BbIXXMBAEMOCTU KNETOK U HAMMEHbLLEN TOKCUYHOCTbIO AocTaBnaemont mPHK
TALEN

2. Ontummsaums ueneson cneundpumuHoctn CCR5-Uco-TALEN m oueHKa
KOJIMYeCcTBa MOHO- 1 buannenbHbix mogndukaumim CCR5

3. OueHKa 6e3onacHocTn CCR5-Uco-TALEN : CCR2 off-target, TOKCMYHOCTb U
B/INAHME Ha PYHKLMOHA/IbHbIE CBOMCTBA FEMOMNO3TUYECKUX CTBOJIOBbIX
KNeToK
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OkpawmBaHue Annexin V/7AAD
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dddeKkTnBHOCTL peaakTupoBaHua CCR5 B remonosaTnyeckmx
CTBOJIOBbIX K/1eTKax bbina oboraweHa ao 46+7%

YactoTa BHeueneson aktmBHoct CCR5-Uco-TALEN 6bina
NPAMO accoumnmpoBaHa ¢ KoHueHTpaunen mPHK [0% - 10%]

[Mpouenypa HoKkayTa CCR5 c nomouwbto CCR5-Uco-TALEN He
B/INAA HA BbIXXMBAeMOCTb U PyHKUMOHaNbHble cBoncTBa CK

Bbin oTpaboTaH oNTUMANbHbIN MPOTOKON PeAAKTUPOBAHUA
reHa CCR5 B I'CK, a TaK e onpeaeneHbl npegnovytuTenbHble
KOHUEeHTpaumm mMPHK ansa aanbHenwWwunx npekamHn4YecKkmnx
nccnenoBaHUM
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Comparative analysis of different systems for the
CCR5 gene editing in HSC
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2017
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