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LSRR AFEGRZERAFGRIHMERIR, PRIt LBEFSERARFEHIARAR,
BENAFEFHRRRIESE, LSRR AF AR FRRIHUEIRRARS TR S5
HERZVRERIER S transformer Base Editor (tBE) , AJESEREMEERETHE
WA ESUE ERE RS, JtmATE 202155 10 H, ERFALT (A
—MEAENF) FEERER 7 IX—ARER.

FIE{IF CRISPR/Cas 53N FiEWIERi &S APOBEC (apolipoprotein B
MRNA-editing enzyme catalytic polypeptide) ZE&HIRAIMEIEIERE RIS

(cytosine base editor, CBE) , BI{E#BAIASEIIMEENE (C) ZINARELE (T) AYMRE
i, WEMEBSRAES MIMTHITEYNRERE, HEEANIGRAAEEN. RiE
Clinvar FNREIHEIERR, REMESFEIC LrTLIBIT RERRIRMIE 50%LL ERIARER
MERAZREE, AT, HTF sgRNA &5 | SRR RIEE EIRESTE SHEM LR S BRI #ELT
FUBRIIIEERE, BiRH S TR A RE RIS ST ERENSRRETENS IRIEE
FZERY sgRNA JEKEMERREESEZ (sgRNA-independent/single-stranded off-target,
OTss) , HEXLREHHHHTLEREFR. Bal, PAROERFUUFIEN sgRNA
JEMRIR A EEERERRYTT T, I AR KRS T IRERER FRIE— S R EERRAT

TS ERIEA.



EZIARF, AREN G 7 —ReTLAEE. RiEtE SRR RER S
APOBEC ESREEEEAEAE DNA XIFAIBHEERTAITFIE—CESSCO, AILAREIREE
HeAG I —ERs 2 EERETEER sgRNA/Cas9 IHKIMEAIRRIEHEL, BTk, BIdiHikLsE
BV RIER IR nEl 2B AR D A B A FRIEie R S Es IS ER 1 ELE X /0B EnER
SFEHIH) (deoxycytidine deaminase inhibitor, dCDI) £5#aE, BEEFIFESRIET /NG,
A MA3dCDI ] split-TEV RFHTE T —MSiE R UHERIER S transformer Base
Editor (tBE) , tBE AJLAFERREEIEAMAT "SIE" K&, MRBEERAAZ @ISR
MA3JCDI &tk "fEil" BTHEMRE (B1) . NMmAZIERHER sgRNA JE&EE
FOKERMEBREBRUN (SQRNA-dependent off-target, OTsg) RIBRY. tBE Bk TINEH
BEIRIERATTERY gRNA (REiE. gRNA KB EEKFAIRREESREELAR gRNA JF
i EREK RIS, SEFR T INRHERERFH T N FAIRRETEIRE,

T TEHE. SREUNRERZEMRIRERIE.
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1: tBE-V5-mA3 RSEEERNIAHITIRIE, a4 OTss #1 OTsg



BEXHREN SNBXESRCER 2N, BREBDN AAV HiRrIE% ER) 4.7 kb,
Mf&4thY APOBEC-Cas9 REHENHEMIERACLImEX—8K LR, RIARME MR
{ERRAY tBE RFFTHY T &SR SR1558 APOBEC-Cas9 IR, HEM MNHIAIHKEES
N AAV HRRIBE EIRZ A, EIATLAEF i B ERERAE (Dual-AAV) ik
SRESCIMARIBIE. XGRS tBE REBEEREF/NEAIFTIE+, EBEMET/NEM
i5H PCSK9 BERFAKFLARCIRERKF (B 2) , FERE/NRARRUZIRREEN,
tBE RFRM T — AN SIUE R RERESRIEE, AlnARiar SRR

EFREIHRRRA T H DA LA,
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2: N AAV EIESCI tBE in vivo BUTRERIE
ZIEX P, BRERRBEENETFIEE L. HHOAREBETARERER. REWARAR
TiEKRAE. BMERRABTIHRESEFNRERAREBETAREBERALRDFE—EE,

PREZUR. BHMRR. BREBIRIM IR AHRENEE. 2GR TRIRER.
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