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WA T ALRRANERZE T ST RMANET. REk
%7 WA 2 B V6 97 %4113, Mario Capecchi 72 20 42, 80 4 X FI| JF| 4 Bt 4
EREREANE, BFaH EFEFF SNE DNA FEIAGMR, &
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FHREFL,

FRMERNRBEAZTERMEARENERELN, X —IBE
KL B AR T B R AEMERAR, RAHRE T EHREEA
WY R . 20 H42 90 F R, FFS A I, DNA Mkl 4% 5] & DNA
WM EEY, XEFEFNERREREAARS, B T EREBE A,
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ZFN) . K% F vk B 2 i B F 4% B B (transcription activator-like
effector nucleases, TALEN) . #4& & # 8] % %2 5 XX & & /5 7| (clustered
regularly interspaced short palindromic repeats, CRISPR/Cas) # % .
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Lo R A N T VR R, FPHAT T IR R R =, XA B R
J ) TALEN A2 CRISPR/Cas A4t At Z et T E & f5%. E&, ZFN
WAEAER S, MESFARE, TRaTERERRIT, BEFE—
TRH R EE AR, PR%| T ZFN By AL

TALEN # AR ZFN SR H E A5 0 R RET s 2 77 %,
TR FEMFERERE 2R, MEH, TALEN RA| L &% &
EAEFE, EoWREEE R A E - MRELTE T,
TALEN NSWEHRERAEN L A TERETH R E
WERIBT, MEMETFET S ZMENNZH. E2 TALEN 4
HERYE, FE—ENHRERZN. T TALEN Za w8 F 738K,
b 4 1 A7 A K TALEN 5% 34 300K B 15 21 % o A X 40 i o 4 =2
TALEN e 7% 7 i6 /7 B2 F 77 B F B AR By E & 7] fL.

CRISPR/Cas # 4t [ 2 & 3 W4 & ik - A0 1T, —Z X IME X 2|
THWAXE. B EEERMNERNARUR L HEX Y, CFEE.
WFEAFmt LI T EmEFEBH. CRISPRICas R Aot FE—E
B BE o w 4E, EATE| L R S04 PAM (protospacer adjacent motif),
fR%| T Cas9 R G HEEFHIHATIE; Hk, 20 bp By IR AL = B 4F
S HA MR, T REE R E B AN .
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EmEAET AARROHEE. REEMEEB T ZFN. TALEN LLX
CRISPR AR K & #Y 77 % o X B3 A 3 2 T 7 £ [F 40 DNA 52 it 32 13 )
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RKEFmEREEH RS, FtHE— P IELERARBEIRKRFGWEA
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MERENER, Hit, BRERAEIRKRIURAEEEZNHTE
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WAL AR H T+ A A CRISPR/Cas9 R4 JF & 7 & il & ff ik
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CRISPR/Cas9, i it FAZ B Ak 4 x s 4 2 H A #ATIT 8 E. R
LA Fl CRISPR/Cas9, i f %t % 2 fit B i fig 26 v 4t Cas9 mRNA v
sgRNAs, Z/NF. AR, B, WFREFFZAT RN EEEH
#1E. FEIB, LHLT Cas9-17 0 B/ W sgRNAs s, DI AR Z
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FRMAT T @i AELEAE.
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CRISPR/Cas % 42 51 RNA 7| 5 89, JRAZ 40 J oy & 5 56 0% R 5o
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RNA B E AR, RALMATT C2c2 5 crRNA & A il R 4 4,
VAR K44 RNA By LshC2e2 454, £ R B 7~, C2c2 ##y REC 27T
B A — A Helical-1 £ 443, NUC # 70 B8 # A~ HEPN £k, # —
FHT LI, crRNA Fr 5 RNA B2 xf 7] LA 7E HEPN B9 RNA B /&
Mo X B2 R B4 AR 750 % 7 RNA 1R715 RNA 5|51
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& % #1 H19-DMR #7 IG-DMR & f& /5 15 7 B4R & 7= & e & /N Ry
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71. 5 CRISPR/Cas9 & A% &, AR T4k LA T2 (1) W67 hitE
BERA, ERERTEEAEFREHRG; (D TEBRESREKT
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WEEEa M. X—V, 2B Ealild, WENE6 KRN
Hig, RENBTHAEEARBERAT RO EALTHAENL
Z 7, VARG A H GRS AR T 2 M AT F H T e
EH/NR CEI” £, B AN T TR E AR A
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(L) FAA (BEREA¥): EERE-HEANRERRFIET
Y 37 K

HriaskEmFENFmAET 7000 f#, BAEHFABEN LA, £
O5% H I A #B VB B R ENIE T T . KB FE LR 80%LL 5 EH X
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RAn A, WHEREMH LT RNENE. EHETRIETRERR
WAL, ER/LEBRETAARSHHE, EEELINETRIAT &
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BFIHAMTHENES, BAREHREERFES ARENNKR. &
ERATARES, EREAZHRENRBEANTNATE, E0R
HFREGERREBTHR. WAEEAE T ELEATIARE
EHNBERE MR EEEFANRERL, —AREHBTHRANE
R . R T R AR B B e T AR A R R A T RE . A
Jil TALEN 70 CRISPR/Cas9 1k %, R IZ £ Fp A LA 2K 37 1% 5 7 0
HMARTNRAARER, RMXAEHRE 7%, BLREIFA
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JLEFFZIE (HGPS) fRMEAME (WS) ZARFMHEEL MK
o ATRERE WM FHA RN RELNRE AR, K4 EH
EEERENL, TIRRBER, ARG TEREBRER LN, TR
B, R HGPS, T4 & KJF (PD). ALZEHEM ZEMIE (ALS),
AR L (FA) Aug &t T Km (XP) B3 B9 A 4 4 i & k%
B L TaM (IPSCs), FIABEMERBEHRA, RIBLET
HGPS-iPSCs # % & # LMNA, PD-iPSCs # % % ¢ LRRK2, FA-iPSCs
%A ) FANCA, L& ALS-iPSCs # % & #y SOD1 A1 FUS, i it #¢
| “EiR7 A RN R, £ T WS, FA, PD ## GBM (£ 14
R4S ) FERi, WAMERBORREMATAM. 4x2RRE
BRI THRI I ERRAREER, EHBINT 5EMERAM
RBALRE IR A SR G , 1x 2 T 1E 58 T IR m AL A T & #T77
ERETEEFE.

(+—) Jens Boch (X i& Bk EM B % AF MR FH RA:
REFHEE TR R A KE

TALE ZEXRETHEYARE —H 2T EH DNA & 45%&H,
HEABIE T a4 34 N AEBR A KN E F SR B BT K. TALE £
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REHY RIEME . AR K % K 4% TALE XTAT 2 )7 71 4 )\ A0 5 4 B 4
R, BT TALEN 448, (EARIEM A & 2 BT B RS = bt
X—BBEEF ERERRAE Y. R ZERREDT, HE
FEEAC,

(+2) BRE (FERFRRESAFENFHRED: A
EFHARBRAXNE AT R T R

ERARBEARBTAET O MRE. THLHNBIERmEENE
f, 2 % CRISPR/Cas9 # 4t TALEN B i 3 57 F T 22 15 & FH 4151,
BERET. AN, BhfrekEd, RAHAALTHE. aRNE
[ 40 4 48 77 %, 38 3¢ BE AT & 24 CRISPR/Cas9d # DNA. RNA =% RNP
AR, IRTIEEMNRGEFNEELE, R_FAFEEELER To
REFERFLEIRT Y+ 0RR, BRL6 MR INEZEER
BT WAE, &, RAHAELT —MEYRERERERE, AT
TENFE, KRG, EREFRAFIIANEAEARET, REFETELFRA
R R A, FERA R E LR R,

(+2) &8 (FENFRLEEWIRENFHRFL):
EHBEBZAREE Y o X EHHFH R L T A A

EHRBREARRB T TR AT AT S~ &N R
(DSB), fE4HfaF, WHEMANBEERILIE G~ EFEHWERER
SE# (NHE)D FEEHRSFHEE (HDR) BB T K, 27 F%HEL
foJF 5| &, ) Z 5 F B CRISPR/Cas9 A4+, WITEZELEE Cas9
£ CRISPR /N RNA 85| 3 T, *>%# DNA F 7| #4778, REE S
NBTEEG R EHAFH R T, WA A CRISPR/Cas9 #u
CRISPR/Cpfl F= & RZ % fr & [F ., FE B354, & T CRISPR/Cas9
EmBmEETE, T ENEURES TEMRNEATLER,
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EHERERANEMER AR R EREEAEEZNE
Fl. CRISPR/Cas9 £FHA%#H A AR REMEMRRGEMR A, &
WH R, A —EERH CRISPR/Cas) 4 % % A wmBHAE R4,
AU BTN FHEg LN EER N #HTERNE ERE.,
ShRTF R — A “— 3R EERBERITARE ST ELT G T A
£, CRISPR-GE (http://skl.scau.edu.cn/nome/), A A 77 18 xf B AR ¥ &
WAt R, BRI, 5lEit, DLREE SR Z F 5 el F o4
wEH AR f R T EEFRE RS A A AR X E T B AR
WF S BT RAT, EAT S M ABEHEEENARE, UEX
KEBH L EERRFTT RERR,

=\ AR

A RBE AT R EH I N AT, A ER N A =R
BEETFIRERTR, 2REALEXEWEENEAR, §4%
FAMZWAREI T | ZMEANTE.

wERVEFFTE, §a% KT & FiREE K IEwEE ST
WERFHRNA, Y TETATNASE, 0 “—3X” EERET
BEEaMHF L. EFANER, ERVAEFFTE, LERETY RAEE
A, WAFERENZLAREFA, BMEBRARZEAFEEF#L
WEEL, Har R4 EF RENE X ERENLEHR —F T E,
B KA ZIIRAS EARF, AR A 6 3 4019 RO A 7= 48 X
FmBEANEEELN, BRGAREHALFRE R RNTFN.

HMETEREABTERRENNA, 54X ENTERT HE
BRI, ER(EH, ETEFREEZEHRES, EHET
FEHER, AFERHBE—RVWBOR. ZAMELBRAEME T,
FERERNREEATEZH T FERELRE, W, 52 EX4TFAR
MABMF XHEREFTEHATT N, HEHFL™EN, FEF
FHEER ERAGCHEE.

11



EEMBFTE, St XRHETAARXERETREFAAKEA
B RNA YR ot % w3 o > CRISPR & St i i #E4 ke, 42
BT FLATHAERERENL, mifdlZam A R%FIE; oMk
HHEEANRRRANYER, LERFEARKEGUER, #HT
AW TR, EleRELTE, 525 KaE b ERE AR
EEGTHHEHTTRE, EREFHETRITHRERL 2 HS
I AHEAT T WANTE, Mo, TR EERENLR T 2EREHER.
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LN R, R, EERERAFRELUERKITLRAERKA
Ao, UWERNH AT, maoMf&REGRE L EMEnm T KE
M EE N ERA R TR, HAEEEREEXNENT R, U
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