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£ 5. 815 .5. 9% 615 .6. 115.6. 205 .6. 315 6 . 415 .6 . 515 .6.. 655 .6 . 715 6. 865 6. 9% 715
T U5 T 25 T . 35 T A5 T 5 T . 645 7. T4 7. 845 . 7. 91% . 81% .8. 11%.8. 21% . 8. 31
8. 4155 .8.515.8.66%5.8. 75.8.8f%.8. 9% 9% 9. 1£5.9.24%.9. 315 .9.44%5.9.54%.9. 6%
9.71%.9.80%.9.9% . 10f% . 501 100 2001% . 300£% . 4001% . 500£% . 6001 . 70015 8001
900f%1,0001% B EZ) .

[1251]  fE—Asi iy =Hb, ¥ & 2 F6 2 LA FCD34+41 g (15 nCD34+CDI0+4 ) F A4
HEHE AR (5 an A SR IR 1 5 S S AR FE B () B Bk BE , 51 i 5 5E M 296015 21129001
B0 EIZ18004% « L1005 B Z1700£5% L1501 B 2160045 - 2920045 F| 2150015 A
Z12501% 21 214001 2127545 3 Z13501% 5L Z13251% .

[1252] R4 3877 v Ja SR I 4B B v] A28 it — 5 b i 4 L sl vl DLk AT iE— 20 4l
R FE AP IR,

[1253] SR J5 AT LA B3 40 M 3 DA BR 25 A A FF B A6 W0 R0/ B4 i 35 = 0 0 A 4] oAt e 7
Heofs B B AR Gl M A M B F A i F T A FH B A A7 A TR, 1 3 T A R AR AT
R 5t o

[1254] @I 397V 3R 100 B G 140 Ha (1) 40 B B A6 7 454

[1255] 53—y T , AN FF B AE7E T80 2 i 1 40 B A A 1 4 54, b s o 1 400 g
HAHYIM C &5 BTy B SE it 77 2 AE— 04 S8l , T3 B85 3& i+ 40 g sl HAH
211

[1256] A BHBE— D3R4t 7 B vl bk 38 05 vk 3k A9 s A3 10 9 189 3 1t 1 40 i 1)
YHROTE o AE— STt T R K X PR A BB T & T X LB TE £ A A 255 LT
A B, MR G T &

[1257]1  ARAFFH E AL SRS 1A T 40 AL , B 40N — A 35 AN I 5 I s 3
W, USRI E S E A R EIE A TR 7 2 N SR B g AT A 0 e A A AR A Y 4
MOHE  AE— St T B, AR KB & —MiEIT S 2 H A E SRR T A — AN Bk
PR A J T I SR ) 7 4 3 It 4 B P A B A o TE — NS T R AR IR K — iR T A
EY, A EE L4100 B 249100, B0 249107, B/ Z10° 8 E D 41074 gi i 1 e &, Ho
SRR 2920 % 21100 % , a0 4143 % F 2180 % NCD3A+H I . 7E F- b s i 7 by, prik 40
B A SRR 20-100 % , 5] 4143 -80 % J9CD34+CDI0+CD45RA - o

[1258]  #F —L6sL i 5 2, 345 I 40 M 2 CD 34+ Ifl F-40 M . 76— L8 52t )5 2 v, 3 if F
2 H A2 CDOO+3E L2l o 7E — LSt 77 S+, & I 20 i & CDABRA - & IfiL - 2 o 7F — 2SI
it 77 &, & I 48 A A& CD34+CDO0+idk I 40 A o /£ — LL St 77 28 , 18 1T 4 i /2 CD34+
CD45RA - i IfiL T2l o 76— H8 St J5 22 vh , 8 1 40 0 /& CD90+CDA5RA - 3¢k I T4 g o 75— L&
ST 22, 314 il 4 g J2 CD34+CD90+CDA5RA - 1 Ifl T-4H i .

[1259] 75— SesLjifir R, VA yT 41 A W01 it T 40 i 2 e L h A 4, 1 i N R4 . 75
— sy e, NS & CD34+ 41 Y , 41 WiCD34+ 41 /& CD34+.CD34+CD38 - .CD34+CD38-
CD90+.CD34+CD38-CDI0+CD45RA - .CD34+CD38-CDI0+CD45RA - CDA9F+E{ CD34+CDI0+CDA5RA -
211

[1260] 7L 5 R, ¥ 97 24L& W01 adk I 41 B AN A5 I 0 2 F0 N 40 ] T sl A
B REHIRAG A5, 38 4 A ET DL R AN AA R 23 B R IR, R AT DL TS TR PR AE 1
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(12611 3¢ 1~ &40 i RN AE &40 i e 82 442 1 7 3

[1262]  ARSCHTIR AT EESE AL 7 TR B 09 25 B8R A T2 it o 1 41 A A
2T B A Hp R PR 0k DA FH T4 0 e T A 1) SR o 451 20, 3 I 2 A T DR i AR S
FriR B 7735438 , 3 BT DAEAT 8R40, 540, DR /s D038 1) i DR R A AR 5. B3, mT DA
Y B AR I8 I T 41 B, B0 T DA g I 0 B B CRRFE 2 BRIRAS , FF HLnT DL A B A 44,
O IR 0 2 S 1) 32 (R 21 g e B R gt — 2D AS A 4 o o 1 G, ] DA FH 3 B8] 4 2 B 2 7 R 12 3
A1 PR (1) 2238 BT ) g - 440 R P A 05 AT 1 3R 0 o AR A AR ST TR 1) 7 %, 1 LT 4 g
FERT LAY 38 & SR aR4E R AE 2 ROIRAS , B J5 AT BE AR 1 DL 3R 1A It 75 (1) #E L [R] , Bl i A8 4
MO ] DLE e AT SRR, SR 5T 3 B R R Z eSS . e L T 2 MO i e
FLR B N\ A0 (5] anvi 2L 4m i, o bR BN SR A M) i JE R4, DR g IR S L R R IA .
[1263]  YmidiBRE R 2 A% IR

[1264] W] T4 i3 3d ifn 200 g A 8 05 R SR 28 1) 1 65 1) — A 71 A1) 268 ko0 2 1 808 56 KT 714
ZRERES DM ZERA Y  CRH R T 2 ME AR MR 5N B AZ A WL ]
P o — PR B B GG R BRI R 4R N A, i Bk A . 5 AR ST IR I 4H A W A g i — i
155 PR 2R v DLIE k22 R0 32 5l N AR, B30 e e G L BRI S i s o AR 2 B
B A R o e Gu B A AR BRI 0 7 VR B s B AE B R S U E L FRL EE AL BT L
Ju HetE e N EH R L X B 5 VR E Il iGreen, et al. ,Molecular Cloning:A Laboratory
Manual, Z5 VYRR ,Cold Spring Harbor University Press,New York (2014) ; flAusubel,et
al.,Current Protocols in Molecular Biology,John Wiley&Sons,New York (2015) &
FVERHE , b — R AN S 5| B4 & T k.

(12651 ANl 3 ER] 0 o] DA E b s FH 5 5 200 P gl i J M 2 PR 1) 28k A 2 N3 L B P 4
40, AR AT LIS S R o IE R RIVSV-Gar B (—Font BT A 40 B B G B A S A B9
B A ) T [ 40 B A 4T B b 2 T _E A B AR o LB VSV -GER [ 1 995 B AR AR A 451 an 56 [ 2 RUS
5,512,421 F1US 5,670, 354174 SRR A ; 3 SCHRAT 2 T Py 8l 91 FHAS & 1 s
[1266] i FLANYIRNAZRE A Bl x0T 2 i S I AT 1) 22 A% 1 IR 1) TR ) AN 45 5 A 8 (R 3Rk i AR ) B
B F A R, W DAAE 2 A% 1 R R A3 06 i S DR - 3R I HE v 2 A0 1 R 2 oA, ik e
SR 1 B AERNASR & B (2 i i S 52 G AR e Sl 0 7 i R 4 2386  IX AR 7 9 e A0 9, 491
un, W FLEh W) B 31, Fo P B AT DA R 58 I % SR AR TR R 24 I RNA SR & B R ) 4 &
B, SRR T8 B R R A1 A B mT T 3L 3 4 B S R DR A AR e 3Rk . v TR it
Wi L BN D 2 1A 3K U IR T RE 1493 25 ) 311 B s 491 B0 4 o B e 30 IR 3N 1 R W R T . 5K
¥ SVA0 JE 3+ B4 B 2 30 /N R FLIR IR B (IMTV) B 3 WHIVIILTR /B 301
SV BN A 3T BRI WTE R EE (EBV) B 3h 1~ 57 W AR B (RSV) JA 31 M E 41
ez (CMV) J2 3« HoAth i 5 8 301 35 5K B 2205 5240 SVA0RE I 2 31 7 IR B 2 1
& Baculovirus polyhedron) ¥§58 ¥/ J8 8h ¥ Jo i B2l a2 08 25 0 1 g (HSVtk) /B 3h ¥
Ak B B i B 1 35S JA 8l 1o 5 AR ST IR B 2H -G W A 7 vk — A FH ) & 3 1 5 B
A8 85 A FEH AR T UnUS5547892 ik B K AT B T7 AN T30 b 44 JR 31~ SR FE VD 1T IR
TR W T 1 SP6 J 511 A 5 2 A AT BT SPO I T A RS s 24 R T W o #4phi 29 /8301, BL&
NAWGE AR FIK L1 T 446 5 301, FL T N Al 51 HI4E & T itk

[1267]  fEX4 ZmbD ¥EIE DR (1) 2 A% IR 5 N 4R B R R 40 (5] s i 4R A A% R R 4D J5, m]
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DLd I AU A 7R R 2 T IR 0 e A, o] DLIE S P 4t i 2 57 T
AMERAL 2R 8 A e 3 (R 7 A/ BRRNA SR A B S5 0 FLBhW A 1 45 A AT 0 R ER
R, Kis G RIE AL 2GR T T e BERNASE & B A/ s % St IR 7 5 L sh ) Ja 8h 1
gs 4, fln, i Er e A% S B FRIIEE A . 805 , L2550 nT T 38 5 2 s
JA BT XTRNAZE A Bl A1/ B8 S DR - B S R0 7 A4S 7 T J3 307 I T 22k IR 7 2 s 2R AR AL
AR AEAE N BN o d ik o WL 3G 588 22 4% 1 R % 5 Ak R s B L S DU SR R Fn 2
PHIRE o IX B3R L ] B ) (Life Technologies,Carlsbad,CA) , H Al HR 4 HE & () 5 & %F
LA IEAT 45 2, DA HE L R 3R

[1268] W[ EL&7E T A SCATR A A YR 7700 2 A% A R vh 1 HLADNA 7 41 Jo PR 0 45 4 o
T A B8R TR 7 — WAoo, il B A S BB E R M 2 R T RIMW 1L, #15
DNASK FHA I T s DK 7 FIRNA SR & B A e Sk S R A s 45 6 1) = 4 ) o BTtk , FH T AR SC R
AR A PR T ) 2 A% R LTS m D R (R 1K 2 A IR » T HLE L F5 e 7L sh 3 o 1 1
Bl o VF 22 B850 - S BLLE 2 805Kk B W LA 3E R, os B HE SRk B gt FLah P Bk B i
AR E A E - H G A AR S R B 1 58 - o S AR SRR [ 4 S AR g ik — A
(10 448 58 3, 5 TS SR Y05 T R 0% JE 4 A 20 PP 9 B 1) TR AL 0 SR 385 1 o o 91 L 3 A o
& S5 B A SVA0 3 58 7 (bp 100-270) « 5 40 i 55 5 11 )5 3 74 0 7 L &2 il A S £
92 388 o - R I B3 8 9 T . Yanivi ANature 297:17 (1982) AFF T 1755 30 4% JL IR % S 0
(1) FL A 3855 7 P 51, FLATF N 2538 0t 51 B 45 & ko 3808 7 mT DL BT B 3 5 A g i R 2 IR 11
2RI E A I, %N 15 83 7 fER IR R 7 ) L, BsR 06 T R 3 T 5
M, 1 i 317 AL T gD ¥R R (1) 2 RIS

[12691 B 7 3t = % SRR Bl R 2 Ab , A0 L DR 70 346 I 240 e Hp ) A2 R0 mT LA s
WAL A 1%L () 2 M IR & B 4H A BEDNAT RS2 T . L2 T R T 2 Fhaiik, F T34 4w hg
AR 1 1 22 4% 7 TR 32 326 RN 82 45 38 ey 7L 300 200 P T A% DNAHR o 3R 28 AR 1K) 7= 481 8 T 7 451 2
W094/110264 , H A FF N 238 5 S & T Ik I T A SCATR A A W AT VE R R IE AR
B g SE I R ) 2 A% R 7 51, DA R B an - 300K 1KLL i AN/ Bl X 28 2 A% IR T 4 B
BN LB A M B DR 2H A RS P B i o e T T SR S R () AR B A TR T
HIRTORL, 5] 5 3 P8 % S 1) J3 31 7 A3 i 1 X . T 3RS R R H e iR
ZAZATIRIT 5], FL 1G5 1 1 [R] 1) 38 20 23 B35 3 ph 2 [R) 2 538 7 A YU mRNA PR A2 0 14 A% o
H o I B P 51 S0 A1 3 TERNAFS 57 A rp G i 385 55 126 2 1~ 0 A% 2 o o 20 5 U FOAZ Wl ko
R EVREAE , 14N’ A13” AEFHEEDS | P9 S A% AR 3E AL A (TRES) A2 R RS 507 A3
DUASEFi 5 20 A A 4855 110 32 R 1 o 00 3% o s 191 P 3 Ao T DAL 55 i P T i %
A XA EAR AR I R 2 AR A S AR IC I FE IR fil P S LS dm S B AR R i
IR, prid P E m BN E Rk A B R R R RLH R

[1270]  3RiE H AR EE R 1 # A

(12711 e BRI H B2 4 1 =F & WS AAR K UR , v FH T2 1 225 (R A 20t 32 126 38 R 7L 3 4
i HR o 5 2 R 4 R R TR B a2 ()RR T A R 3R, DR R B 2 7 X A DR A P 1) 2 i IR
FIR T T T S A B AL S I A R A X SR R N H AR R R
] JE BA B — 043 A AR 38 AN T B IR A B R 3 R R RS e B A 1Y) S 4
FE AL SR B IR FF (140, Ad5 W Ad26 . Ad34 \Ad35F1Ad48) A/ (514, IR AE SR EE)
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e PRI BE  UBERNAYR B , B A0 B AL B3 (0, TR 25) SRR R (1912, 2 R s AR 7K e
C1 9899 7%) BRI 55 (40, BRZ AL G  IEBERNAJG 85 , W/ MZ X IR 3 75 Mg 2 , DA K%
RUEEDNAJR 2% , B G R2 B (W PR Al 2 5 1 A0 FI2 28 | 2 TR 07H - /R 25« E 4B 0 i 25)
A EE (A9 v B R 2R hE B (MVA) XS0E A< 22 42 90) o HoAth iR 55 B 46 VR TR 50w 5
LR B B PR IR B 7L 2 25 95 55 W8 DAY 25 AN 98 995 B o 100 7 3% 993 753 10 7 181
A5 - 85 199 - RR R AL 3 C Y BAY 5 & DAY 5 JHTLV-BLVEE L 1299 5 . spumavirus
(Coffin,J.M.,Retroviridae:The viruses and their replication,In Fundamental
Virology,Third Edition,B.N.Fields,et al.,Eds.,Lippincott-Raven Publishers,
Philadelphia, 1996, AN 25 IS 51 FHEE & T 0 o 8 25 38044 (1) oAt 451 0355 B 3 11
T B B RVJRE I B B FL IR e 5 A B L B 8 I LI R B L 28 TR RS L 8 I LR
T 25 N T2 L L0 9 2 S 0 PR Y0V 0 2 KR e 1 T 0 6 8 A ROV I M o 23 L B
S G 9 B SR PR JR T B 0 S0 AR 0 R A 7 - BRI LR R IE B anUS . 5,801,030
Hof PR , ZOTHERI A T N BRI SIAE NS .

[1272]  HAbFEGLT57%

[1273] W] HT 5% 2 2% IR QiDNABRNA (1] %01, mRNA | tRNA . s iRNA\miRNA . shRNA 14, 2 & 1fi
FRIRNA) 52 MR 2L 270 200 i P JH 8 A3 AR A AN &3 2 AR T J RS o A 2 o 2 L AT DA il ol
T e, F A SR a2 AR 7L Sh P A o LI A 75 232 21 08 R 3 1 FH B W AL Sh A 4, 4 af
T2, B F5 A ) 55 B 5 A% R o MR 7L 30 0 4 PRI PR 28 FLAE , 9] i Chu®$Nucleic Acids
Research 15:1311 (1987) A FEAHIL , o JT N &l 5| F4E & T k. — RS,
Nucleofection™, Fil FF A es 37 s koI 22 A% 7 % B0 0k N E0R% 4 A 40 M« 51, 2
DistlerZExperimental Dermatology 14:315 (2005) PA f3EE & F2010/03171 14 140
A T Nucleofection " M FHFHATIZAE AR J7 B, 55 SCHRI A T A R 8538 5 51 4 A
.

[(1274]  FT- %% Geat 20 i i) FC A BOR G385 1 - 5 ALV o IR Pl R 5 -5 4 B A PR AL
BRAZTE , LA A IS DNATE G JBE L AR R AT, 5L i 2 Tt 00 8] 82 00 T 8 FRT o 1 3 AR R A 1
FET, AN TR BRI RN AL IR 36 1% 2 40 i v, 451 dn ik ofn 40 M B% R 2 FLAE B i Share i 5§
Journal of Visualized Experiments 81:e50980 (2013) HA7 VELNHEIR , Ho /AT Py 23 i
IS T .

[1275] ARG 4L o — b T Gl i AR I R X A7V B R A R 3 B s oA
Hh, RSB A I 1) I SR AR SR I RH BT A T 49 A e BT A o ER T 4 R B B
T T X AR RE TG T AR R 20 A TR PR A LA S e 2 T BN R R AR, 497 e et
JiE 4 5 4 M R ) L e i mod ok S N AR E IR G AE I AnUS 7,442,386 1
A , Z T M A TFNBLER SIAAE NS H S T 5 0 M B A AR R A 1AM
IR SRR I A 5 B 5 7 2R &) - LR B Sl . 5 2 % B R4 & LU
T R T 5 4 RS AE B AR FH ) I R A 1 BH B T o0 T AR I A AR RO R 1 (il an, £E
DennigffJTopics in Current Chemistry 228:227 (2003) F b , Fo AN Bl i 5] F 45
& T ) M= LR Hk £ F: (DEAE) - 580 , HAR 9 B0 1) I AE Al iGuli ck & Current
Protocols in Molecular Biology 40:1:9.2:9.2.1(1997) thAa VE4uFH A , HATTF N 2K H
it 5l FEE G T RABRAE I — Ma] BT DR A 240 7 208 il i 4r e TR, B
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75 EAR AN 7oK 51 S A% R ) B0 B o A BORAE A9 4N 36 8 2010/0227406 1 A VEA ik
HAw A 5 g6 T k.

[1276]  if5 S L+ A0 MRS AN EAZ R 1) o3 — A B L R OB gy, X2 — ik S ke
i 2 % TR WK ) PR AR S RO, DS A2 0 A I I S VF 2 AL IR o I A
ZAARLES WRhodesZMethods in Cell Biology 82:309 (2007) HHAT VELNHEIA , Jo A TFA
il 5l & T k.

(12771 B ARER 55— M AE R BAA , AT LUAR RS A ST Ik 8 777 32 A2 1A 1 = 400 B 1) 6%
ERIZH o 51l i B e B VSV-G 5 il an R R B it B (AnA% R ) 1) 30 K 155 3 1) Al vT
F T S0 3 B S0 40 b, Bk 40 BB 5 1 A0 N U5 2 % 5 R Fe S A RURE S e D)
H 5 AT 1) 26 4 22 BT 20 DA SR 48 N IBOGBRE) 2 A2 IR , G0 2 R B 75 e 81« 51 4, #EQuinn
ZfjGenetic Modification of Target Cells by Direct Delivery of Active Protein
[abstract].In:Methylation changes in early embryonic genes in cancer
[abstract],in:Proceedings of the 18th Annual Meeting of the American Society
of Gene and Cell Therapy;2015May 13,Abstract No.l1223CERPiE4HFAR T X FhEEim
(HHR HNGesicles) HT HAZANMBALAZ ) FE .

(12781 7 i 35k [R] 4 s AR 1 1 ik PRI ik

(12791 B 7TIREFEAAR, B IT & T 2 A HAR TR, w] B TR A0 s 2 R 48 & 303 1t 2 e
— b ] F T G R 5 IR 1) 22 A% 1 R 5 N8 I 40 L 1 7 2 A A P 2 JB8 1 o e e 1 72
3% PR 1K) 2 A% T IR, 00 5 2 A2 R PP 51 B R (1) B[R], U 3257 RS DIk A7 o — HLA%
JRE T A N, B PR Bl R R SR B BUT4R 1 I RS Ve R E B R R AT B DTR
R X AIE M AL EH e R Bl 6 P 1 VIR AL R AL R S TR A 3 AR R O T X
SEATIRR AL i AT DA R v B A B R AR S B o — HEE P B )R SO B K R AT DL
ok A R I A ) ) 4 A R R 2L v A7 R S ABA DB o7 T 5 30l 2L 500 420 40 i ) 2 PR A
HH o SRS AR B I 1 DR T DL AE B A DIBR AL 4 A DD B A% DNA, [ S5 5 SO 1) 2 [R]
T 3R 7L 2 ) 4 i s TR ZH DNAFV R 1R — IR B 1) LA R S8 i T B NI R  AE TR SR LT
AT R DA B T A4S i i s 25 DR ) SRR DL 8 e % S RERNA T W), SR J5 #E45 N IR 3L 3))
P 4 0 2 R 2 22 I B S FGDNA o e 1~ Z 48 Bl dipiggybac % J3E 1 (FE41 4nW02010/085699
PG IR) R 56 N B T (FE 61 nUS2005 /0112764 H VFELRIIR) , B A1 H A FF 2
w5 HEs & Ttk

(12801 5 — b FH 3 fist A 38 o R AR 3 e K] 8¢ -5 1) 1~ 400 o e AT 2 vh 10 FH L 2
R RSAE I (B] B8 46 [2] SCE A (CRISPR) /Cas R4, 14 5350 )5 A & 41 B ANy 0 B 0 s 2 S 4L 1T
TE AL ) T SR AL . CRISPR/Cas 4605 FUREDNA N 1 [0] 3C 53 Fy 21 AAH 5% 1) Cas 9%
P2l o X AHDNAMN R 5 1 B 4438 ) 15 26 A IS PR DNATS N CRTSPRAE K] Ji H R 45 T %) 51 7 1 )
37 15 S VE DNAZAR o 5 A8 3 e AN 7 51 FICR T SPRE PR Jo ) 28 55 1] B 7o 1 1) 22 1 R 4k
T FE A8 T 20 4 55, DL AE 48 3:RNA, 1% 45 FRNABE J5 7] L5 58 7 913R kI LAY Cas 9t
PR I 72 A A% AL Lo DL T 2, AT DAPE AR IS 2 A2 1 IR H 77 A6 v FE A s R R 1 i cas 9 &
FRIDNAZESE , K D9 1 cas 915 #EDNAZ) 1A 94330 1) A EL A 52 FHRNA : DNAZR A2 #% filF) o PR
S B AR DA T B AR AT AT S SR K #EDNASY T-FICRISPR/Cas R 4t . iZ AR B 2 4% F K
I EAZ FE R 4H (HwangZ% ANature Biotechnology31:227 (2013) , K H A &EN 5] H
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HNARTL) L I H AT LR s 4o 5 P G e ass 1001400 35 LR 4 P 0T B, DA 4 AR DNA, SR
J& 5 N Ym s BE L R ) JE [R] . CRISPR/ Cas T #4855 K R IA 1 A& £ 4l 3R T 91 anuss , 697 ,
35971, W AT I 51 FHHA AR

[1281]1  CRISPR/Cas FR %4t vl FH T 7EFEDNA ST 1l o 72 Ak — AN BRE 22/ XUREIT 24, S8 Ji5 U
ZUAT 3@ ik 7 Y5 EE 40 (HR) Bk 5] Y5 A i 82 (NHEJ) DNAME S 38 1% HEAT18 5 - Cas O AT #EDNA
55118 FRNA (RNA) ] DL — & i $2 1 2 40 M L5 5 — AN 3R 2 AN XS K 22« Cas Ol 7] LA
EREE EAETE SRNAE S HRIZEE , BUE N iECas 98 H FIRNABLDNA (44 J5 41
il KA B Cas 9t H) SR ER M . gRNATT LAL 5 ik & RNAFH I tracrRNAFIcrRNAJF 41 P & 1l ik
Hh B 55 40, gRNART BLEL B 5 Cas 9 A 45 & 1 S JE X L K f#igRNA Cas98 1 5 A 4 I )
SE DNAJT 1 1) AN FC AT X, A Bt Fx O (B @ X o 72— L5 0 T, B AN L XS X K
FE AT DL 220 M IR , 7 B 5 K AR T 8] X 7 51 4030 58 /5 (il 4, PAMZES JF) [T #EDNAJF 51 B
Ao fE— 2L LT, PAMELHE 7 FIINGG WNGABYNAG . g RNA) FL M S T % [X 5 #EDNA 7 51 2 52
H H¥4gRNA Cas9EHAE A5 FEITH, 4R J5 Cas9 P VI B B 45 H 385 70 ¥ 13 51 1))
PR XU T 2L, 1% K 2L TT BE A T PAMARS b3 - 4N KRR o PR 3 1o 4 AR T RN I X X
JUF-AT AR DNAFF 51 05 ] LA HE ) DA 72 A5 OUBE W 24 o FH T 3% 3608 24 1) BRI Fe ot X 4 7 vk
W R AR AR N AT HH o a0, AT DL 3% gRNALL S gRNATE #EDNA T 51 v (1) JBd 41 25 5 37 st
HIEH B MU AR — 245 DL R, AT LA FHZ 81 K Cas 93 K 21 2 i 22 50 K51 an 438 JIHDNARE 7y
K5 5 M B ) Cas 92 [RI 4H g R S8 1) SE AL FE 4R 43 11 Cas9 (split Cas9) RE, W —
BAkCas9-FoklFE K H 4 RSt .

[1282]  j&#IdCRISPR/Cas9X: A 4 i 22 48 7= A= 1) — > RURE By S Bl B 22 AN OUBE Wy 24 m] LU i
Tk 48 U W R 10) AR i 3 42 A — R ) R A i iZE 2 4 7% (NHE)) #4252 o NHE T 1] g T BUNUEE
7 24 35457 ] ] B A RO DNAF) R % o R 3k b, 3 3 CRTSPR/ Cas 93 [K 21 4 4 28 45 72 A2 ) WU
Wi vl LB R YRR S8 E R RIEEL HR) (B8R84 e E AAHRR A, Wk
7 2 368 3 7 A AR AL A ] FRIDNA 237 2 (BT P B A 3 A8 2 L TR bk, IRIE R g 42 T A T
ANJEEDNAF 31 51 NFE R 20 A o 76 456 FIHRIG 42 32847 J2% IR 41 G e, B DNABR AR 155 Ca s 9 FTgRNA
— PR BN  AE — L E R AR T DAL B R 2 e 2 R 2H i ) N SR R A I AR )T
H11, BT i A5 P 51 ) AN 3R 655 Cas 9155 5 R SOUEE BT 2447 25 793 0 ) DNA 7 51 F [) 5 o X L [
TR R B 0T DA, B 2, 2950 AT10004 % IR 2 T8] , B 72 A B L, 2 18 5T Bk 2
YR K o AR AT DL 2 PEDNABR PR R DNATE W0 SR , B3 mT DA FH 9 B 204 B L Ath 1 it - B,
FHLAE AR DNAT] DL AL XUFEDNA SR B BEDNA o J5 A5 DNA  gRNAFICas 985 [ 33512 25 4 ifg A 5K
LA B (14 2 R 2 2 6 1 T A g R A e ARLTE A R B TR B Y

[1283]  AATFF N A3 T-CRISPR/Cas O FIHR) I [ 2H 2 48 22 G ANUER AL T ¥ 415 1 DNA
FF 51 51N IS ) F2E DR 20 B DNA 7 1 R i 7 925, i 328t 7 F T IE RS R T 6 R
HI AR S IR T 3 B Ak — AN B 2 A R SRR R [B] B A T R A A N BRI T
F S e R B 51, o] DA SR T 20 40 B8 A 2 40, I ELZASEAR T 271 40 20 i
T4 HHRIE 12 KA FNCRISPR/Cas 9155 T i XUEEWT 24 o 451 40 , 7541 45 — Pl El 5 22 FhEiUm 2R AR 1
EE g R, A DM A P BB 3 0 A/ S REL £, 3 212 B 1 A T 40 B AT/ B A 4
SR J5 7] DL I CRISPR/ Cas 9 FIHR A5 11 22 [R 4H 4 B 7E — AN B0 22 /N 1% 46 36 11~ 241 i A/ 3%
FELZ0 P 1 6 R 2H R AR RS, FHAR A T N 25 () 5 87 B9 I (170 32 I 400 P R/ S5 40 i,
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HAR G148 Y8 00 A0 B B A v [l AR v, DT 72 1 A 2R P 5 IR R 9 LG i el
2 R — AN RAZ B 22/ SR 5| i (1) FR 3 o 1T g 51 S IB AR 5 I SRR A ALFE s R
A5 AL N iR VR 7 X e S AR T DU 8 A S A, O ELR M AR A R R
FF 3, 83 AR LA T A G b5 7 51 v an 5 DR R I8 BT 75 I AE BRI IX L 8 3l 7 = 3% e
P8, BYBZ T 75 (140 77 1 5 DNA 25 ¥4 Ft 75 (00 7 91 v o B A 99 28 #0770 3 T DU 3o A 2 T 9 251
CRISPR/Cas9 " 51 3 K 2H 4 5 1L 34T il 70— SR AB L T, BB 3E T LA U715 DAY R B
Dt B AR 3 2 IR 1 S SR gk I 200 it AR/ S AL 20 L AT 4 MR AR At ) 28 5 TR 4 2
10 1T 40 R/ 8 AE 4T B o 220 2 DR A G 1 1 A R ) A S A 14 32 L 400 P R/ 54 400
PR 3] DL TR TT AR A TF A 25 1 R 35 R a8 5

[1284] [ / CRISPR/Cas9 R Gt Al , RN % R 1) 5 [R5 N\t I 40 i F / sl AE 40 22
FIT 308 I AV m e S R A2 5 K] ZE DNA SR I BEDNAFK B A 07 V2 A 4 4 B TR A% BRI (ZFN)
FL S iE AL PR RER S W) A% BR T (TALEN) . 5 CRISPR/Cas R4 AN , X Lol AN G & H T 2 hr
BREE T YN TR T 2 A% H TR B QL S 7 14 FH X LSl A I DNASS & 25 f 33 il - ZEN AN
TALENFE SR 4H g5 N B IS B H5 8 T, Bl 1, Urnovi ANature Reviews
Genetics11:636(2010) H; A1 JoungZE ANature Reviews Molecular Cell Biology 14:49
(2013) Hp R P ) 2 JF N 25 5] FH I ANA ST . 5CRISPR/ Cas9FE RIAH 4l R 48— FF , 8
i TALENERZEN 5] N\ ) BUEE K 24t 7] LA 2 HHR A28, 3T HiZ g4 vl UL T 51 N Ak
DNA 7 F1| 5% 52 DNAHH (1) 5875 .

[1285] W FH-TKs 4 L) L 225 (R 11 22 % 7 IR A B98N ) I 441 it 225 D1 4 Hh 1) 57 A ) 25
K] 4H 23 8 5 A B4 08 FHAARCUS ™K A% TR I » 1L T 40 2 T W i DA AT i S5 A7) 80 35 ) 4
DNA . 2 5 21 T 28 Sy e g 4 7. (%) ff 5 1Y) 485 400 - 12k % R, A8 P T ) 0 s A 60 ks R ¢y
IR $5 O\ 3 7L 50 47 400 i %) 5 IR 2 v 2 6 R o B IR A TR T M DA 7 R S S L R o7 B Ab 4 18
T, DAAGH 7= A= 76 S SR 67 18 Kb ade 43 s 24 AR DNA ) K% B 8 , T A8 75 8 g S L IR 7. i e
YRS NG L 20 A BXDNA D o X S B BE AL IR il O 224 iz ik T, il , US - 8,021,867
HUSS, 445, 251, K H P g — T 2 T N 25385 51 R AA

[1286]  yRIT ik

[1287]  GnA SCATIA , 3 i 20 i F A7 vk ] it - 75 BRI T I A2, DL — Fhal 2
I 40 A 2B, BB AT 40 B 2 5 1) BB 3 v (1) R AN A2 1D I 4 % 2R 75 DA 14 A B
3 I T 40 B A AE 41 R R B 22 AhyE e DR G T DL 20 ol 22 FhAS TR 1) I 0 &R, B S (AN
B - 20 At (451t - Gk 4T < 8 P 200 P P R o T R Bl a4 B £ 4 R (491
P S 2T 20 L 2 2 ) 5% I . (f) 5 A% D 7 A /N AR 1) 5 R A I /N AR A% A
i (F8) a5 e 4 Wk 00 L) A SR A L /) 52 I 240 oL ik - 4 AR bk £ 4 . (1) GrINK 4 i . B
YA AITANPR) o3 140 AR B 3 3R EH R a8 1, R k] DL AR B 5 R R 1R S5 8 R
(1740, I Hk B 3 308 5| NFERE 32 ARG B8 77, TERE A 32 A, e A1 T 1m] 2134 -4 i /s
A 35 I R S A M R S o TR, 3 T A P A A AR T — R TR £
R ()G P67 5 20, Herb B BLAg 3 i 1% 25 200 PR 2 Y 1) S5 B B AR A2 & BT 3R BB R
JE AT LA F 0 2 p T e AT 7S S A L 2R G P I A T AR )RR S B RS (B, AE R
A RE MU A0AR SCRTIR 1 MLV AT E) o T I8 S5 B sl A 2w LA Bl 451 art pAg 905428 3¢ 1 &4
OB (1) 32 0 5 |, P P 5 32 I 200 PR R A E T 1 B S N 2 AT B T 3 1 B AR T
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BT B £ J S G0 93 41 B 9 a5 5 P 5 28 S R P T bk B 441 o B Bk 24 40 i (497 2, 76 A
A A SRR RS OU T W ASCETIR B & S B Y R) o AR B AT 3% Kb, 48
T TR (AN JE BSCER B T B Y S RO 51 (a0, 7F B A S AR B L R
ARSI A EHE )

[1288]  [A| Utk , P T 40 B 45 T — Pk 22 Flid i 1% R 40 H 2R B ShFa R 2 1 B3,
DAFE AR P 25 5 A 5l B BN A2 1) 4 BRLTRE , AT 96 977 55 PN Y0512 i 200 A 3 o B 3 2 A 5 1) 97
B 3% 10 40 e RO AE 40 wT B AT B an SRR AT &R (1 (9 s etk 4 i A A I L
HE B L VAR B B I AR R 1 1 T I AN G R e - B Rl L 2R S IR 1Y LT B ) o 7
TXEAE LT, a0, v DUE I 7R AR ST IR (1) 05 JR S AR FE PURIAEAE T 55 7R 4l ok B AR 9 1 i
AL 20 P B o SR 38 1 3 0t - 0 4R S5 T DA B e P, rp 4 mT DA [m] U3 - 4 i
/NAESE (niche) H, B BT M4 AR R Y S2 R4S 2 I T R

[1289] 3y G2 )52 33 A1 & I 1 2 I 240 e 55 4H 40 B ] DL 3d I AT ] A 38 I B AR N 32 303
PP ECHS (8, WA SR BRUACER) o 491 2 3 T 41 B il AEL 40 A T DA S it 4k it B R, 7F — S St
J5 S, WA ST AR, Bl 53 B 52 3 A JE LI 3 T 40 R B AE 4 A eT DL ASE B R
(apheresis) SRYER (RINLER) o FE— L5t )7 7, SR ] H T FH 2l 52 1) 36 1~ 4 B 41
o s B LA I LA

[1290] b AMER AT ge L, i if 20 M AR 20 i v] B 3897 S 28 R Be , an o R S e i -
ANES AT G , AR SCRTIR () 4 ) AN VT B TR T 3RS S e B (51 4, 3 I HIVAIATDS
(IR AF M G BRI o FEIX LB 0T 5 49, AT DL I 75 A SCRT IR 1 05 e 2 AR FE DU RIAEE T
B A MK B AR Y36 (LT AR SR 5 0T DR b 0 0 T 4R s T AR, b e
BT DL YSA T 36 I 2 /N AR B BT A AR AR P 52 A EAS A2 ) B 5 A B A (f91]
BT, T B2 4 L B B 200 0 NK &4 i i JHC A 4 8 21 D) o

(12911 3 ifil = &4 B R0 AE 20 B R T 367 AU P (491 4, 3k 1 0% iR SR R0 K 22 B
I3~ SE T W Hur Lers i S MR AR BE 15 SR 4% S v - H EE BE T I 208 (X - ALDJ - R A&
T 5 7 2 g PR S YRR 2 G R L S G i 1 RS TR AN R LB 2 R S CRL R B =
SLBALP AN AE R R - B S (Juvenile Tay Sachs) 2 LZEAF- 5% 3a 00 404 AL L
i RICH (Juvenile Sandhoff) %)L 1L A 2E 5% U5  GM LR 28 745 g U L5 JMPSTV
(Morquio) VEERFTELE L X I BRI G B PUE F2 A R B AR LATTGRER IS 1 22 ) L se i
FU% LS I o R IR AU IR AR BB (Fabry) , BEE ERTIG 7 B L o [|) Fh i A4 )R S5 ER T
7 R HIMPSTS MPSTH/S MPSTT MPSVT \ H Hf [R] M A4 ok SSERTY T 24 1) 2 U193 (Pompe) & i It
RO LTFI S G e PUE TR AN R ) o R X L AF BT, 491 U, 32 140 B X B A4 m) DLd o 78 A
ST IER I 55 I AR BURIR AR N 55 SR 40 B T B9 1 o AR5 X RE T 3 1 3 ot T 41
it T DA it P 25 BB, E I A 40 R DA U B 2 g i T 4 A N A 45 5 L R R A B TR A2 4
5% P 3 L 4 ) TR A

[1292]  Si4bhukn]idk b , i if 40 B sl AH 41 v DA R 9697 0 g al o 26 M 2L, v
L8 25 i B 0 Y 2 M5 o PE R RE VR B AR L, 49 2, 3 of - 24 PR P A R DLd it 7
A SCHEIR ) 57 B AR AR FE LA AT AE N 55 3R G M 7 B AR 1 . AR I, IX PR 16 (4 348 i T 41
it T DA it P 25 BB, E G A 4 R DA U B 2 g i 4 A N A 45 5 L R A A B R A2 4R
R84 1100 2 L 0 AR A, v el T ) R it P — P B 22 B 2 VR T 7R T 52 A R P 1 3 if 48
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LR BEAR o 75— S8 St J 28 7R, BT LIORE 3 I T 40 AR SR AE 40 P v B R R, DA EE TR A
e 200 PR S o O 1) 0 A 4 B A 25 32 S )RR S () 4 B R AR o T DLl S AR 5 AR ST i 28
A AN 7 % e F 3 LT 200 PR R AE 40 B SR Y6 7 1 7 48] A I 9 2 R A S P e B 1 1 I L
A PR L P I 1 P v B 1 1 L 1 P AR S M L 22 R IR L DR 1 BT AR
E 8 AN A IR R, DA LAt e 14 AR 0, B8 o 28 BRI IR

(12931 my DAL [ 28 3 it FH 3k i~ 40 AR R A 40 B SR VA 97 19 53 A 2 90 L 5 AH AN B - i
0t 2 Tl e = AR B R B e 9 R P S e B S R B EIMER S AE UL AR a8 PR IR L 2L 21
S 488 22 R R R AR L B AN ARE I AR L R A b AT I L RS MEREAL L RS MEL PR
2 R REAL AN )4 B R DG 4

(12941 kAl , it I 20 f AUAH 40 BRI 25 25 0] B 9807 B B S8 M 5 o 76— L8 S il 7 &6
H, FE S B AR AR N S, AR 1 32 I T 24 i AR 24 el DA VA BT A N AR R 49 iy
B8, FF AR PRI I i a R, 3K AT DL E A RRCEE [ B 2 20 PR R O R R ORE R A
X FTREAS T B SOSPEk T 40 (40, BSOS T bk B2 4 A/ B8 s B P Btk E2 448 )
(9 A 1T A A T o T3 ) R 3 R (L 06 I T 40 B AL 40 B YR 97 1 B B S s MR R B R (A
PR 4R S s B i M ST 48 L LB RS (LR JRO5) R HE T 28 (RA) W AR ARG 1
WRIE (SLE) 2 K AEREAL (MS) « 2 1% [ 955 (1BD) Ik B 40 A 1tk 45 i 48« =0k 4 B0 i o0 6 %
(ADEM) - %2 181 A= P 95 « 5 2k 14 J0d A 5ot PR3 A %8 DU HE DU SR A AIE (APS) P A= i -4 71
I B B G P e 3R 0 B B e e AT 2% L B 5 St Y BEOm (ATED)  H 5 Jo etk e
1A 22 54 (ALPS) [ B S 11 B 8L 4% \Bal o «Behce t 5 AT 1 S8 RS L o LI
DA I BG5S 0 57 e T RE B AS 45 A 4E (CFIDS) 18 8 P i i i 1k 2 #2070 B L
I3 JEIR PSR R IEHE L 1 RS - IS K B2 A A B EE 2299 L CRESTZE A1 \Degos T » #H R IR
HE L H AR DhReRE G 75 N SR ARE | R R TR G Ve BRER ) URE £ 4 LS - 2R 4E WL 2%
TG R SRS A AE S TR T AR - L RIZEAAE (GBS) SHFAS IR FUIR AR 28 AL 14 7T iR
RVRE RN/ B I NP SR R A PRI ZFHEAL  TgARRER T 18] JoT P 5% It 42 44
AT I G B it °F & B L SELRRE M SR 120 VR A &5 4 21 219% (MCTD)  FIEALE J1 #h
PENLSR B R PERE 2R - LBE 2R 25 A 4F (OMS) ARAHES 28 Ord " sHUIR AR 4 T8 R % 1%
UM 22 30 9~ 2 LS AN B2 L 98 JEUR MERE T M PR AR L 2555 M 2 ah ik 5 2 IRk 48 &
E T 22 LI BRI T P R BR R 13 IURE S R VBB (Rei terZ & AIE KU 2 L TR RT3 97
B 7 905 B AR SR B AE VBN SR B IE R L IR B K 48 Bk 26 (AR B B sl ik 48 7) 5
97 V45 T 98 I D A 4 W ¢ R B 4 I A 98 X B B (P AR IE 42 7) A 345 4 2
JH o o

[1295] & 4B MRS AE YT VEAb v] FH 1897 MR tG , anma S AR QO Bl /R R I ER I 2
ARG AY UL 48 1 2R AL 5 A D5 8 B O R A S A R AR P S0 0 A D PR R
G 8 < o IR S 7 A0 TR 175 4 B S AT R o I AS SO, FE RS AR B R R N )i, 3 I T4
W v A 2 X B R G0 A A9 /)N 2 o 24T 5 AT B KT ) A PT REAE BB MR R RS I
SRR Y SZ AR B R I 0 B A o FE IR S4B L L 49, mT DB AR A S BT 1 5 8 52 Ak 4
PURAEAE T 1 7R 4ROk B AR 4 380 1 A0 PR SRR S8 1 3 1f T 40 M98 J v DA 45 o il
ZRR AT ) R, e A T DUR S T X R R G, 9 G B R, FE E R A R
X7 35 a1 3 I PR R R () dn /N i SR AN ) o
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[1296] 697 it 4L AR 0 1 7 v —— it 9 35 ¥ CDIO+ 41 A FH 1~ ki A /)N 2 Joia 4 i A%
it

(12971 GRS IR , 36 i T A0 M R A7 v m it T 75 2596097 B 326l DUAS — ik 2
I 24 g S 25 5 B B 5, 4510 G FR A T 4 PR e ) A v R B BN R P I 4 A AR 0 1T
T B AN FE A L 30 HE 22 FhE e A, R mT DL 2 Ak el 22 PPAS [R] 1) 3l 3R, 7 — AN St g 8
W, RS /NI 4R .

[1298]  FE—/NSiE 7 Z2H , 34 I - 20 MO B AT T 1k B8 A% 1A A e A5 1) s I~ 40 P 2 A ]
PU# A XA 1IE R 523 Wynn, R. “Stem Cell Transplantation in Inherited Metabolic
Disorders”Hematology 2011,pp.285-291.) o2& X AR 1LV SO B3 140 A N\ S
BTE E2H 2R, R N IR 20 G A R 5 Il R S s SR o T A A A R = 1 e P 4
.

[1299]1  fE—ANSLE 7 0, RGBT A& AU RIS B Hur ler Z8 & 4E (Hurler i) A
ZFEm (WMaroteaux LamyZg-A1iE) ¥ B AR I A G A S AL 0B AR R 1S (AnXo& ' 1 i
ik T 5 TR AN R ) A SRR R 22 R T AR R IR RREIE T T & Ui « 0 T AUt o 1 A S
Peidi B BUE FEAR

[1300]  7&-sespj 2 r, i FAS A FF I CXCR2 I )71 A1/ B CXCR4AFE P 71 21 T3 B8 35 Bl fa
SRR AR () 32 1L 20 L CXCRAE BRI AT LA 3% AR vb A al AR 4, CXCR2 BN 741 7] LA & Gro-B
AR, B 4nGro- BR AR , B 4NGro- BT« 2R fa 32 1K (19 A1 Ja] I A i 40 125 3 7 1) s If
T2 o 5 3 I 200 PR 7792 6T AR A e R N SRR T S YR T 2 DL ) T SR B s
FE AU A5 1) 52 35 Hh 0 20 HA 3 L 4R AR, D) o] DA 3 of 4R B b AT A2 1 LA 2 1E &
BOZEAG BB AL R, AR TR T EATY 3G, SR 5 4 A I 3 38 20 i #2 A ] 285
RN (BARFEME) o v, & I 20 M m] DAAE SAEAS RT3 3 o 53, mT DAfS AR A FF 1)
CXCR2¥ BN 71 F1 / 5L CXCRAFE P AE A e v 2 5338 120, P i Ag e (1) &F BFH
WAL AU RS , I H (2) 72 B B AL AU RS ) 526035 B A A . T DA Bh 01 e Wi 4
PR AR SR A A 140 TR ASE o 40 0 Y O I 4R L SRS AT DUASE A A R 3 35 77 A9 38 08 11 48
FL, FEREA 1 1) 40 M B A 38 B8 B A% 1 A QU B A 1 32 R

[1301]  ARAEAS A TFI 7 k0 24 38 00 & 40 (BP , SR A TR & W8 nf L
)1t L e A B 7 20 R DR A AE T BE SR 4R S 2 1) /N IR AR AR N AN A B AT
TR BT A2, PS5 1K 0] BE A2 T 7E 9 15 1) 40 B B b A7 75 52 2 1 CDOO+ 41 i

[1302]  ARSCAFFI T IEIT A IG TR EE 0 238 10 s A& AU e 15 1) 77 v B 4 ) A LG 7R 22
1) 52 5 Tt A BG 1C) 3 I T 4R SRR o AE — AN St T 2R, 45 T S E 10T 8 i 4E R Y
WS TR THRAIRIT A A 75 103 I T 40 8 & o 78— AN SE e 7 B, 48 T 523l
(R B8535 i T 4 AR A 20 & K T3R50 97 ad A0 P 75 s I T A A 2 & 72— NS T 3
WL A 1R T 26 A0 S it B 4 3 1 i 40 AR A A R L A

[1303]  4nZRA A TFFI Y 3816 ifn 40 B 2H A P ) B i 1 i RPRE R BARATE , WA 1%
FIECEHAT TIBIT a8 Ak o 55 B ARAE BORE AR AT G55 — el 22 i 5 92 o3 AH OC 19 A W0 &
W, BB I — Fhek 22 Pl RAEAR .

(13041 {5 4n, Jiti FHA™ B4 14 3 120 M 2H & ) o] R BUEE X 0 AR I = B AR Al
VIR D , B v A 1 I R b B AR R ie M B K
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[1305] 3121, it FH A 28 A0 47 399 3 I 41 B 2H 5 70 v DASR /& BB AR R A ) AR R B AR
L3 ] G P S/ v S T N B e v AT M 3L O e o v/ e N T DI g S B 953
MR IEEE B K.

[1306]  fE—ANSLHtTT ZH , 2495 s 22 191 an B A 48 il o ) st A MR AR B A 1), 7 389 1) 3
I 4R B A A mT LAR 43 B 56 A 9 103 A 1 A e A 1) — Pl 22 Pl AR IR o it FH AR A T
(R 47 344 3 I 4 B 2H 5 4 T 6 52 M) 1) 7 510 A 2 IS o] P DR 9 355 O U L Lok g s
iz B G i A R

[1307]  FEFELCGOLT , FA M4 B IR B A% 1 A R A5 ) AR i BRI 355 O B AR BORE
R o 1, T2 A R AR AR CRE R P64 SRt B A | 200 F AR L5 A AiE  FARUAE R BUhE PR 20
B o VAL 5 B A A B0 I A B A5 A S 1) /o BEARAIE BICRE IR 1) 77 12 2 AR s m R N 7
AT

[1308] 7S 77 s, A% P A QU B RS 1R A/ T LA A N BN LI

[1309]  fE—dbsijiyy U, B AR AS T Be RE A RS IR 1L .

[1310]  7E s 7 =UH , 3R e i P AR IR BS0E R T DA 955 i 2 19 448 73 1A 1) ol i Bl 0
Pyt s i

[1311]  FE—SLSIjE 77 22 Hh , IR e i P AR I B3 R P DA 58 00 7 o 48 A 1 Bt e 1)
T o A2 2 PR HERR il 7 B PR IR AL B 1E 2R 2 VA AR EE sl L FU ) 3 O A 25 AR
o VPl 28 A % L33 JR (1) 7 92 06 AR AT a8 5 AR N B R i A L I

(13121  flin, f£— 2 B A Hur ler 5 S AR B A, BRER £ B0 I 35 OB R B2 IR 2R I A R 2
HHa-L- A BE R R B = 51 RS 1) « AN Ay SRR AT AT BEIR SR 4, P55 58 4 Hh i B X 28 A1 R 1 S
YIHIIE T K 58 U3t A TE 38 AR IR 0 o

[1313] AR IR , 36 i T A M R A7 5 ml it T 75 Z5960 97 B 52 16l DUAS — il 2
I 291 g A 23 34 5 B P 36 B (repopulate) , 491 40 G 40 A o 1 J8 3 Hh R B B0AS 22 1Y) T 4
P T 2R o A2 I 40 A AN RE 20 i 2 It 22 R e, DR AT DA 3 A R 22 FhoAS [ 1) I % o
[1314]  ARSCAFFI T BT A IC TR EE 0 2638 12 08 1) 07 VR AL 4 1n) 8 e 75 2210 52l %
it PR S8 1 T A A AR — DT B, 4 TR T G T A ) B A T
BUOR T HRAFIEIT 28 A0 P 75 138 T 20 2 & o A — D SEitiTr B, 48 T2 iR M3 ik
I 240 B ) 20 K T 3R AS 96 97 a6 AR BT 75 1 18 40 B 1 & o 75— AN SEE T B, SRR
J7 7 Ak 55 it FH P B 4 3 it 200 P %) B s b

[1315]  4nZRA A TFFI Y 3816 i 40 B 2 A i ) i 1 i RPRE IR BAARATE , WA 1%
FIECEHAT TIBIT a0 Ak o 55 B ARAE BORE AR AT G55 — el 22 i 5 926 o3 AH OC 1) A W0 &
W, BB I — Fhek 22 Pl RIEAR .

(13161 {54, jiti ™ 3G ) 38 i 20 B 2H & ) o] R BUEE X 0 AR T AR 0ds il
VIR D , B v A 1B I A b B AR AR AR ie M B K

(13171 g, it A A 47 399 3 I 41 B 2H 5 40 v DAER /& BB AR 1 ) AN R B 1R
R0 ] O S/ v S T N B 7 R AT ) i M B e s/ i N T DI g S B 953
M E B K.

[1318]  fLARFIEEfIEFE

[1319]  fE—2bsiyi 77 s Nrh , B AR AR PG LT, o] DK HYCH ) s 1 =41 A sl AH 2
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PR BTN R AR P o £k e 4T i B S rT DA U S5 1 2H 4R T AR PR e o, AT i R
AP A BB BCAS AN A ZR (151 G A% T A T A PR N £ A PR R K 40 A L B B
A 0, WE TP AL AT B I R 4T PR PR TR A RS I D )N R R 0T B R 4T L A A R B R
PR DA AT 5 0 P RS S A B 1 AR A A 00 P TR 2 4T e RN B IR 2 441 ) 84 4 8
BB o AEIX PRI 5 B 3 LT 40 B AE 400 P e A 1T i A A R AL e TR A () 4 P
KHBEE, HRESEHEREWHFERIHLA TZEATTIEPR .

[1320]  mli, B AN AA AT DL AR ) o 76— s it 7 20, B AL R AR DG 1, 5 HL
ol Gy DA HLADC C Y o W0 AS SCRTIR , HLATT R (544 - 52 A4t B A AR 1 RS AL HE R XU
RS2 A7 P 4D PR U T4 PR RTINK 0 B AR R AT A f 30 N ) I T 40 B8 AL &40 P % A 47 33 )
SANKR 5 DRI AS IR ] RE X RS A4 7 26 4 I8 SN o 7~ 191 4 PO HLA DTG (6 A7 - 52 AR5 A2 3ok A% A
I PR FISZ A, a0 OB A5 - 2 At (45 G 70 B flE 4k - 2440

[1321]  fE—ueszjf iy S, s A A R HLAR ISR Y, 24 A4 FIAZ 44 2 8] 35 /b —FHLA,
5l A HLA- A JHLA-BAIHLA - DRASUG BRI, 3t 23 & AR IR B 00 o 4 1 sk /D BE A HE e 1) P REAE
Bl , —Fp AR AL (haplotype) Rl AELEAEARFISZ 4k 2 [BIUCHL , 55— Fiml BEASULAL .

(13221 i i~ 441 P i AL 40 A e FH AN 24

[1323] A SCHTIAR i I 40 i AL 40 B ml 38 — R el 2 Fh A 25852 40 T BB AR SRR
PRIP  PE BB 5 1 524K 3, 1 a0y FLah P 52 3K (B0 N 285248038 o, AR SCRTid i) it
1L 40 B R 36 3 e Pk R 45 T 2 AR o 4 I 40 P T A DA ] 3 B 7 B 4 24 R
FIE RBIEHEL1Z1x 10°CD34+41fl/kg of recipientZEZi1x 10°CD34+40f/kg (i, £
2x 10°CD34+4M 1 /kg 2 £19x10'CD34+4H L/ kg, Z13x 10°CD34+4A il /kg EZI8x 107CD34+4H
Hi/kg,Z14x 10°CD34+4H I/ kg & £17x 10°CD34+40 1/ kg, Z15x 10°CD34+4 i/ kg % £16x
107CD34+4M 1 /kg , £15x 10°CD34+4Hf/kg = £11x 10°CD34+4H i /kg , £96x 10°CD34+ZHfia/
kgZ £11x 10°CD34+4fE, kg, Z97x 10°CD34+40i/kgE Zi1x 10°CD34+4M i /kg , £18x
10°CD34+40 Ml /kg ZEZ)1x 10°CD34+4M1/kg, £19x 10°CD34+4H Ml /kgZE£11x 10°CD34+4Hfis/
kg, %11x 10°CD34+4H 1/ kgZ £)1x 10°CD34+4M M1 /kg, BE £11x 10°CD34+4H 1/ kg & £ 1x
10'CD34+41 1/ kg , 554%) .

[1324] AT IR i 3 L 440 o i AEL 200 Pt R 24 W 2H & W ml DA — Rk 2 Fhsrl e 4h T 2 iR .
it FH 2 AN FIRET, i LAERIAE AR R I — R R L LA A8 LR 5 827 &
[1325] R 95 S A4 M FIVE T T 95 852 A4 AR S S50 R 7 V2

[1326] 33— T} , A A FF (R AR AE T — i iR =% 55 0 32 443 M 10 O v 356 1 A e 7 R
A A SN R AT — 5 A S s 255 E T2 i K B A I .
(13271 F—J5 T, A A FF R AEAE T — Pt o7 5 B 2 8 BB 5 00 5 vk, S 1 B L R
TR it A R LR AT T S e L 2525 B2 1 2 K S sa L
Y.

[1328]  7E— skt 77 FEHH , P52 098 e S (V)RR A 75 T 72 A2 05 R S2 AR B Bl ) o
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166, 00054k &4 . i iE ~F35Z2° 25052, SF34S/BE 13845 ik 4 15, 120k &9 EAT 1
WA T, B TR I 1 B KT 2949 % D HIE F, IF Fad it 1 A 122 e A8 B R il
AN EL AR E RS, AU T 2 R, R0 R IR 6 M R . 7EDRE 5% ) R
% RN 2T B 155 BEG 1 o4 B B 14 356 (Promega) HF , BEFML A HTEO . TuM. 1. OuMAT LOM s 2473
B o 0T T 4R 21 8 , AR R Ce 1 1T ter-GLoBR 7N B4 /N FL A A7 75 () 41 i 85 35 it
H ERUEIR G 2 LRGN AEY2 8 LA SR, F AL R/l =R TR E 7
BR1043 B LA RSB KA 5 o FEAHRDE G 2 W 4 5 23 A A0 B iR BEG Lo 4H B B3 14 o0 i v, i 4%
T 512 AW T 10 SR E R .

[1381]  IRFZ G EBR 5 A

[1382]  FHIRFZ G EEE (Gibeo) £ E % Y He pG2 41 i B8 T~ & H L W I JE Dulbeccorq
R AP R 57525 (Corning/Gibeo) <10% G4 17E (Hyclone) F11% #5: %= / %5 & (Gibco/
LifeTechnologies) [ IRFE: 755 b o FHTEMPES TV 73 Fic 2514 15, 0004 2 Jfd / FLL ) 4uL 2]
W4 FIA 1 phaplate 2 BT AR FL A o SFAR LA 1000rpm S5 0 17340, 48 FHBRAVO_E (I 8447 T B4
30nLf] 100 % DMSO%% %% 246 M P-4 _E o {8 FHTEMPES T TRFH% F5 FEHp ) Lul. TFN- v (54K (85
e/ = T) B IR EE  Peprotech) IIAFLH o B AR BL1000rpm & 00 150 B, JRESTC /5%
CO, M & 24/ W5 B J5 , ¥ TR TR v B F B T %R o {8 FHTEMPES T 2nL = i
Steady-G1o%¢ ' ZR AL MR BIFLH Bz LA 2000rpm 85 00 1438, F 3% B BB KL 2% 4
FAEZ W N EREF1520 81, SR I 7EENVISTON_E &% )6

[1383] b &I

[1384] %o T JRARIE I T 40 (HSCs) FISRAEPERE 78 AR $E UL P AREIEBRAL &9 (1) T2 8
i 12 FR TE e S RS M 5 (2) R ROV AHR D 6 2R B e w1 %2 K F-90% 5 (3) #MIi50 % (1)
OGBS T A R EE (EC,) /N T 1nMs

[1385]  fb&WIFiRE

[1386] AL WIHI it 45 B B 26 10mM. DMSOHH i £ , 254 iR iB AEAE - 20°C o

[1387]  B&IF I AHRTE U779 1%k

[1388] g 7 AFRiE 45 5 i B A AHRIE B A E 55 4 ml 50x10° HepG24 B 21 L fr) /)
SEAEST C /K I R PR IB AR5 o 1) 200 P HH 3 0 10mL 58 4 1 5 52 L 4 B 7E 2505 T LA500x g B5 /0054

219



CN 113260609 A ﬁ'ﬁ HH :I:; 163/169 1T

Bl DAY AP o 5 20 DA BEFL 25, 000120 a3 > A4 AR B 8 T 384 L - o« H4 REFL 32uL 41 A
BT H6384fLHk (BT H . VAF34TE A7) (EBMD Millipore, DMSOH ImMfi £V 75 56 4= 85 77
Ferp FRBE 210X (800nM) o DMSOM #1145 5 iR VAF3ATAHA] o 23 4 I FLH I N AuL e LW FE
80nMFIVAF 347 ¥ 2 77| B DMS O & o 7E 3 h 7 b T In A AL &AM M AL &4 . (S) -2- (6-
((2- (1H-M5|Wk-3-2) 2.3%) ZHL) -2- (5-FUMbnE -3 - 55) -9H-MEn4 -9~ 58) T - 1 - AR s il 1)
FH o5 R 5t i VA FEE R LOuML B B R F T BRI A A S 4 - K 4 M B T-37°C /5 % CO, B TR fa b it
W8 Ja, n BN FLHF A In40ul Bright-Glok Y &= A7 (Promega) , B4 mii 47 A {3 H VR
G IHERER NI E20 80 A ETT Biotek) T A

[1389]  CD34+4 #4356

[1390]  7E3844LARH , BEFLAHNIR 2130004~ 50 11 ¥ 41 & I.CD34+ 2l , fe A4 Jy45uL, BAFE
HSCAHE K% 7 £ rh (SFEMHP ¥ inPen/Strep, 50ng/mL FLT3L,TPO,SCEFIIL-6) o 7F fix i f 24 Tk
FE A 1OuMEIHSCAE K 1% 75 i vh 3 AT R AIFRBE o 1A BN LA IINGLL LOXA R o B 5 ek BRI
B A T, FF7E37°C /5% CO2 N FRTR TR, B TR EE MR ABi ot ek P #IF BENL , FFAE 40
N 30RL G (0 15 W , He LA 7EPBSHH 1 47.CD34 - PECD90 - APC . CD45RA - PE - CF594 {1 3144 o 44
M AEPBSH Pk — IR, FEELHT &I AESOuL HH ARG S A AR i A AR (BD Celesta) 3k
540uL,

(13911 3R7: AHRFH BT A e it 52 7 e 45 RV (DRE-Luc 1C4,: 0<A<0. 2uM; 0. 2<<B<0. 5uM;
0.5=<<C<1.0uM;1.0<<D<2.0uM;2. OuM<E H.CD3445#EC,: 0<A <500nM;500<B<1000nM;1000
< C<5000nM; 5000nM<<D; NT=Rlizk) .

#4 | DRE-Luc| CD34 3% 4 | DRE-Luc| CD34 3#%
4 IC50 | EC50 (nM) dyy IC50 | EC50 (nM)
# (M) # (nM)

1 B B 81 B NT
2 B B 111 C NT
3 B B 82 A B
4 C B 83 A A
5 C C 84 B NT
[1392] 6 C C 85 C NT
7 C C 86 B NT
8 C C 87 C NT
9 C D 88 B C
10 C NT 89 C A
11 C c 90 A NT
12 C B 91 B A
13 C A 92 C D
14 A A 93 B NT
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4 | DRE-Luc| CD34 % 4 | DRE-Luc| CD34 #*
M IC50 | EC50 (nM) M IC50 | EC50 (nM)
# (uM) # (uM)
15 A A 94 C A
16 B A 95 ® C
17 C A 96 C ¢
18 B A 97 B NT
19 A A 112 C A
20 C B 98 C C
21 B B 113 B C
22 C B 114 C C
23 B B 99 C C
24 B B 115 B C
25 B B 100 A A
26 B C 101 C B
27 C E 102 B NT
28 B C 103 C NT
29 C C 104 C C
30 C D 105 B C
31 B NT 106 C B
32 B NT 107 C C
[1393] 33 B NT 108 C NT
34 B NT 109 B B
35 C NT 110 C NT
36 C NT 116 A A
37 C NT 117 A A
38 C C 118 A A
39 C NT 119 B A
40 A NT 120 B B
41 A D 121 C C
42 C C 122 C C
43 B B 123 C C
44 C NT 124 B C
45 A B 125 C C
46 B B 127 C C
47 C C 128 C C
48 A NT 129 B C
49 A NT 130 T C
50 A NT 131 C C
51 B NT 132 C C
52 C C 133 C C
53 C B 134 i C
54 C NT 135 C C
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#.4 | DRE-Luc| CD34 ¥ 44 | DRE-Luc| CD34 %
W IC50 | EC50 (nM) M IC50 | EC50 (nM)
# (nM) # (uM)
55 C NT 136 C C
56 B NT 137 ® D
57 B B 138 C D
58 C D 139 & D
59 C A 140 C D
60 C C 141 B NT
61 B NT 142 B NT
62 C NT 143 B NT
63 C NT 144 C NT
64 C NT 145 C NT
126 C C 146 C NT
[1394] 65 C C 147 C NT
66 B NT 148 C NT
67 C NT 149 C NT
68 B B 150 C NT
69 B B 151 C NT
70 B B 152 C NT
71 C B 153 C NT
T2 B B 154 C NT
73 C C 155 C NT
74 C C 156 C NT
75 B (& 157 C NT
76 B D
L] C D
78 C D
79 C D
80 A NT
4 | DRE-Luc 44 | DRE-Luc
e IC50 3 IC50
# (uM) # (M)
1A E 101A D
2A E 102A D
[1395] 3A D 103A D
4A D 104A E
5A D 105A E
6A D 106A D
7TA D 107A D
SA E 108A E
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[1396]

9A

10A

11A

12A

13A

14A

15A

16A

17A

18A

19A

20A

21A

22A

23A

24A

25A

26A

27A

28A

29A

30A

31A

32A

33A

34A

35A

36A

37A

38A

39A

40A

41A

42A

43A

44A

45A

46A

47A

48A

49A

S0A

S1A

wllesllwliesliesliwliclivlivliviiclivlivlicliviiviielicsliclivwliollvliviivlivliwliclielivwiiviiviivlivlicliviiellwlic]lcllwlivliv]les

223

109A

110A

111A

112A

113A

114A

115A

116A

117A

118A

119A

120A

121A

122A

123A

124A

125A

126A

127A

128A

129A

130A

131A

132A

133A

134A

135A

136A

137A

138A

139A

140A

141A

142A

143A

144A

145A

146A

147A

148A

149A

150A

151A

wlleslicliwlicliviiviiwliclieliwiiwiiwiivlicliclicliviiviiviiviiviivlivliviiwliwlicliviiwilcliwliviiwiicdleliviiviivliwliviiw]iw)
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[1397]

S52A

S3A

54A

SSA

S6A

STA

S8A

S9A

60A

61A

62A

63A

64A

65A

66A

67A

68A

69A

70A

T1A

T2A

73A

T4A

T5A

T6A

TTA

78A

79A

80A

S81A

82A

83A

84A

85A

86A

87A

88A

89A

90A

91A

92A

93A

94A

OO0 |0 |0 |m|m|m (00|00 |m 0|00 (000 |0|0|m|m|C|m|m |00 |00 |0 |0 |m|m O m|m T (O|m|C |0 |O|0
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152A

153A

154A

155A

156A

157A

158A

159A

160A

161A

162A

163A

164A

165A

166A

167A

168A

169A

170A

171A

172A

173A

174A

175A

176A

177A

178A

179A

180A

181A

182A

183A

184A

185A

186A

187A

188A

189A

190A

191A

192A

193A

194A

esllwliwiicsliwlicsliwliieclicslicsliwiicsliwiiwliesl{eclicsliwiiwiiecsiiecs]lwliv]iiw]iw]iwliwlieliwiieclivliwliwlicliv]ivliviiwliwllwlielles]lw)
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[1398]

[1399]

9SA

96A

97A

98A

99A

100A

el lwliwliwliw]ies!

G-y
4
#

1B

2B

3B

4B

5B

6B

7B

8B

9B

10B

11B

12B

13B

14B

15B

16B

17B

18B

19B

20B

21B

22B

23B

24B

25B

26B

27B

28B

29B

30B

31B

32B

wlleliwilwlivvliwligli-vlpliwiiviiviielicliclipliviiolloliolivlioli-diviioliviiellellll =il
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195A

196A

197A

O|m|C

e

DRE-Luc
ICS50

66B

67B

68B

69B

70B

71B

72B

73B

74B

75B

76B

77B

78B

79B

80B

81B

82B

83B

84B

85B

86B

87B

88B

89B

90B

91B

92B

93B

94B

95B

96B

97B

=
olmlalalz|olololole mlalalelalalmlalolalmleololal> olal> ool S
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33B B 98B D
34B D 99B E
35B E 100B E
36B D 101B B
37B B 102B D
38B C 103B C
39B D 104B C
40B D 105B D
41B D 106B A
42B B 107B B
43B E 108B D
44B D 109B D
45B D 110B B
46B B 111B B
47B D 112B B
48B G 113B D
[1400] 49B D 114B E
50B C 115B C
51B D 116B D
52B B 117B D
53B D 118B E
54B C 119B B
55B C 120B C
56B C 121B C
57B D 122B D
58B E 123B D
59B G 124B C
60B D 125B B
61B D 126B D
62B C 127B E
63B D
64B C
65B D

(14011 At Sty 5K

(14021 Ui B 45 3R 2RI T A AR & FIA & M RS A I 91 FH S & Tk, anlR B4
ST R B8 ) FR T A L A R BB e i d e 5 AR A T

[1403]  EIRC G AR W BARSCHE 7 IR 1 AR , (E 2 B2 B, A% W] RE %
BE— BB I HA G B 27 5 A R AR A8 40 A BB 24, IR 2838 10 i P ERIE 2
M H A AS A W TR, I ELALFE AR A5 W ol e ATk 147 2 R0 50 0 158 SIZ B PAY 1 X6 AR A B ) v
15, JF BT AR F T ST R BEARSAE , I HAEBOM ZR A B Y

[1404] At St 5 AR ZE R RVEH A .
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