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P eShEbagrib e i bl etk SR P

— 3F

DR TT TR BUR A B AL V) Uy A R 226 )T . H RTAR TR 4
i

FENRTT BRI A H 2 . R AR, 2 RSN K]
TN (exvivo) BEPIERTFN (invivo) BFIER. AT ZERIMEER T
ANGM, SR RAZAIIE AN AR . Fodfil i 2O AN AL I A, & &
FEHARITHEARNA A OMP 25 PF I RS T AL HEAT o J 3 U K 2k DR L 3 4 1
SARGELFANE, QIR EN SRR %, e U R TR
BORBOE R FFBE £ B4 DNA, BLE 2 DNA B R &4, JERNA YT 75 R
Kz, Wik, A4EFEMARREM —MEACRHER, Rt — 3 E R
T, BAREI 5 SR NAR G L JE N, E R SRR 2 . HAEA BRI — 2
MR Z e SHR, Eeo bl aa R X, JFIR RN IS ER, R
BRI R TT IR TE,  FEINRREIHT . X — e IR ST B e 2 A o 4 L
K, HERRENE, NEERIFRPRRITA SR A E SE S
JRETPN BRI N TAE 2SN 2250 HAT, — BB DNET 70 SURI ROk, T —
SENANE e, SN BRI U A ORI A e AR = . Oy
UE, WU NGRS AR, R R ATII O R, &SRS R
oA R RR YT 1 o

FE ] [ 2% 245 i o B B ) PR AR e PR TR, BRATE A5 3 SR U o AT 5
PN AT A A HE RS ATREAN, R R SR AL N B

(1) EASMIFRIRAM R (258D o A

L. Jfr Ik BT )T 8 BIOTR A 1 e
It R A T ST BRI 3t fee 5
JIT I BE 5 N SR G A0 53R BRI T BIUIR AT e
T FE B A R A S R S R
- VBT T B A SR A B 2 A AN R TR
6. AZMIF T B AR O R i PR T3 2 A 1 R R B
7. ZHIFCE] A A A LR

[ N SR A

ol



8. %M FUBH it ) o B AR

9. AW FUBH i IR S AT A

10, AHF T sl P AR AT AT . SRR B ATRF 2 W o

(=) ARBFFT S BRI B Ol B4 1D A FEBH] R AR
PR LA s 2) AW FEE ] bt B AR AU R RS AR R G A AR AU
DL RS R SRR BT N L Bk, B AR e g AR
MAFIEF= T 2%,

T BRST SRR R SR

(—) DNA HEARBEER 3N RS

1. 3097 I E 2

VR R R T BT I H R JEDE R HORYE O A B & E N4 E
Fe) i, RAERERBRD , 3R15 B BRI R R VAR R e 45

2. Bk

AT DNA 1R R 1 A ) el i el R DR FE B ). A T RR IR T,
JABNT . IR T A PolyA fr 5%, RIRREVEANTIRL. AAREH (nER A
B, MRARBIEAN B o UL DNA MUFPAE R 25 R T A B AR S5 A (e
HAR, FULAHREOM R, k. AP KK s Rkl

R ER FARSG, BT DEAE RGNS B R R TR
BR#REE DNA #b, IEZFE I E KA 347, WiRRA. 2K, &Rk
L. AESENACFEFERZITER (40 AntisenseRNA, Ribozyme, RNAT %) J5HE
PRLYE T ] i o

3. DNA HE41fk
FEAHULEA TR D BR, MPRL TV DNA JRA A BT S AN 25 50, TR Eh 7. i
T AN HRFEE & polyA NFFAE: B AL AR R ) i ) P 1 R 45 o 4
By HE A I R Ak KPR R

4. BRI FANRGH R ESE AR S IR A SRR R R RS

(D) SRR HAIER A RGO IIR R W 35 35 B IR
TR IE R F N R G T VEHRR T a0 v e S s S ORI 7V A
B SR EIA 2 T iE PrlEMEE R, X e — s 4se
CRR A PERGUT B AT PCR 234D BEANR BT 40T (<40kb) , FERIfASL



FILREYETE, SDS-PAGE. iK% DNA 51041, Westernblot 3#r. Y
R B BRSSO (R RN e S e R (R

(2) AREIEN PN RGRE DNA 4b, —BAAFEPIAHS: — R
YRR IL B, RILEEAYR, WA 2RSSR TS N
b, TUHHERSARGHIER SN BT 00 AN EHE R BUR
N, Bl AS 2 5 R R R 2 B 0, i @ R R R e R R AL
TEM 2 5L IR . B FRIBEINE SN, AU k. IR, B BABE K
FERIA M A YE 1 DA S 5 N0 5 B R AR e 1, e B HEE R s . e —
BAEDIRSE 8 H A L, W S WAFINESR . IRE R DR, D
(Y] PCR 3%, Rik& DNA [75 5047, SDS-PAGE, Westernblot Zr#7%%.

() gHBRE Je TRE TR s S A 8
/B, 470, 2 1 B 2L R 1) 4 PR R 38 A BORLIY AR B . L AU ST = 4
J, BPJRUAANAZE (PrimarySeedBank)  Fh-F4iffE (MasterCellBank) 17T
TEAMAEE (WorkingCellbank) ; BRJFUA TRERFE. Fh¥ TRER A TAE THZ
JE o

1. 4t

(1) JRAA4 A

TEULHIRIE . A AR R OGRS BORE . X S 4 L PR AN A4 i
JE R VEAN UL PR AR, BFEARL. vk, DIR. dURPEAE AR A B R

farey

(2) F4mpuE
T4 PR R GA A M0 R B A A e N B Y v o Rk S .
B Rf 5 AR IR

(3) A4

TAE AR 40 M2 AR AT ST . S AR 4 2R B AR

(4) i R RS e

(O =F= 230 Mt J2 5 T A 200 M A AR A= ] o 2 7 400 1 1) B A
SERFE) MIEREAT .

(@ T3 1 T B A 5 (17 = 55 1 ey

@F NEEFMAATEIRE,  FooE M S L FRIE K 1A il



(@52 1) BL995 25 AR I

i A ER BT, AU HSRIE. 70 B 77 008 BRAME AR S .

2. LIERFE

TR R RN AR T g S A I N F AT (P E 28 A
BRI,

(1) TR FM TR E

O FE PR E: BER/BRIRIE ., DR ey R RLd

i RAPD J7VE%5E, e W i 2 A JSURE (RS AR ARG A B 24 PR AR Gl E R

QWM FRAEAR T SNER T CInA4pd . B BRERARS) ARl

@R E TR E : FAEM L], IG5 0F. TOREE D%, SRR RIA
B, RUFRIEARE.

@R FIE G H o0 SN B R B A SR 28 F7 S0 A7 00 5 234

(2) TAEHE TAEF T 2R Bk e

BRAMERFIB ST I M, HERE A IR AR B A 4 A
K5 -

(=) FEBRG T i St ] o A0 AR P L2

1. —fREKR

(1) il B A = 2k T PR B AR o A R JEE IR 967 it ot 0 1) 6 A 200
1% GMP ZERBEAT, Rl XS exvivo J7 A 20 ML ) it R 2B BE b o IR R AT AT
TR A 7 0 28 4005 25 1) ) B IZAE L B6IE R (validatable) 4B/ T 255845
R

(2) VEARMIHI AP T2k MR R B 26 .

(3) il AA = F gzl R R, —SOP IR UEAT W,
FEERA WD

(4) St A = 1 S s B Ay i %

(5) v [E] 24 A= 4 il ol ks T B R 5 240 M B B i o 1) B vt
— e b AR E AR

2. DAEALR IR N BERATT ] A, SR U ST R 2 R A LA
TRTE R . TAE B i B 10 2 P S e M A M A AR 2 . 7R PR IR 5



BEEERRUR . #57. eRENE, EARRRAESIE AT iS40 IS br e
WATE FE WA Sy BN CAEREMME 5, AR~ AT ih T2
ERE, AN ARG R R 40 B AT AR AR R S, AU
AR R PR R0 5 25 I AR P AR, A4S AR B R KU IR 7 B EAT AR
77 o AT DU FH UG 200 ff B A B O R TR R o o B E T AN G 2l T
B AN ZLARBCR B 25 o HIFRIRC T T B, AN 3@ 0 1) I 7 2 5 T )
i T VR AT CRAE IR o

3. AR E AL EA R DNA B GR) SWENRAS M, ERFE
&

(1) A FURE DNA f A8 7 ) 2% 0 i 42

(2) HEFRARIIRIEAIPE, B0 6% 77

(3) ZRRMRIEFIER, 50 G T

(4) FER RIEAYE R, o & 7k

(5) EEZJFTRI DNA 5 IR A2l i It A = ) 46 F s 4%
T R A BN 2 7 R R AR, T Ui H R R % R
k. BEDNA KREY G, 5. gifl, (E SRR T N .

4. DUEDH TRRAb A b i 4l 3, B exvivo R B A RIHEE
BT . RN B ORI G T AR R R SR SR HE
7. VEANULRIZNMY 3 0 A % T2, BFEA =R BT R 7RI A LR
it AU QMY exvivo R YL TTVE IR . Rk BB L BT DR A
BT -

CPO D 1l it PR o B4 )
MR FE DDA ST M A A 7 2R, TR HI R N 8 Ke i R
A RELE G HOFEAT s QB T RS I R RS e A5 R, U R AE SR P AT

1. EEZER AR AR DR I ] i 1 o 4 )
MG H AT E Py p it A e B AR, X R LLEHRTE (rAd) il 6k iR
B 2E s A RE DRIV T M) PR o B s ], L P R B A T 2 X e s
o

(1) HEARRTE (rAd) 1E 95 EA T il s 2

@5 W E -



a. JokE I
% 2000 “FEh (H EAEYS S IEEY B3 CEYHR TCE R INFE) 3

b. S BERURLECI E

c. FARYLEE IR EERRLINE OB FIETE)

@ Bt A E

a. LRI

b. S BERURLECI E

c. WEEFRNIE

O3 o

a. YHEAAE

b. AW

c. ¥E

d. HKE: pHE

e. 5L

O 1) 7 Pl 7 6 )

FNFE DR A

. 2. R A260nm/A280nm {H7%EK HPLC 2%

g. BRI I E

I3 B RIURLECIN 72, SR A260 254N ISR 5E -

HATIRGLRE 1w 3 BORL I €, KA TCIDS0 ¥, [(ZKD )
TRBELLT L CEUIEYE TUD |, i 73 YR L TR . (TU / VP) B

T 3. 3%,

h. &7t

Fli N DR B I P e

38 N LR 1R A P 23 1 v

i. AR (RCA Kl

A549 ZHARAG I, 4 3. 0X1010VP H N AE T 1IRCA (EI<XIRCA/3. 0

X1010VP)

3o BRAH S 7 A



KM PCR L, NEHRAHIH R (AAVD AJi5 4.

k. BB SN E

AR AE = T2 R BRIty s %o A VR TE S B P P et 1A T 5k B
sl

1. T

m. 7 RS

n. WEEERK

B 2R A ot B RS PR RO ORAFE SR A IRAFIRIC T M 2/ =4t
FESEAT R EME B8 RLBEAT AN [F) U B B S 2 R R ool Vi M s i (R F 7

(2) A exvivo BB R aE A A CRARERAR) il I ot
A

ESIE Ve SR QNS VR IR i L Bl Ihig s et dlEs N =R sV D ais
ATo NUARFVE R R AR R R . A YaE, aREATARM A E. TAE
P, A7 IS AN M e JE I FE ) o 4L TR VR BURE R R 24 T8 % B WR
(1 5% . A= 5 Jo 4H MU AU AL 1% 50 108 40 (HU D o Ky
FEREFEZ D 5 AR AL TR (WA Musdunni 400D , Bl 5 200H
PGAS+/L—E AR BOEEL RT / PCR A IRV o 0 250 BH A 0 i
(COS4070A 75780 S B FEAR A% 8 EAnAl,  UE B L BURE K AT 51k
PCR S 1) F T 1 ) 57 36 4% A8 B R FEBURR IR R 5

R TROR BE R0, 20 -

OIS RibeE. G R & FE .

(2775 240 i LU A5 R0 248 P AR 5

@ H FERAAAERTS . Rk AR E Mo JUHZE W] o0 35 PR e LA 3
NJE TS LB R i NI e M SR T8 I A5

@0 R Fil = 1) o 42

VRRE AL TE R FE DR 2k B 3 R R RV 1k

R R A0 L3R T A 2

a. JoHER

b. FAJE S

c. RRE M IR



d. JEERE AR A .

e. XAk,

AN TR IS, AU

@3 # TH JEE

@R TFE I E

B 73 % FBE R A 1t

@EHAREE (RCR) ARSI, BT U S 88 RCR B

NN G ONR PR, A B IR, P i) 5 b RCR ARSI
TR AT R A R

© FIEW AR . PR R NIRRT A

© FIE W A i3 B A ik =

ST RARAR R S, A RO, A I H PR A AU A TR Can
SCFEAR) XIS T H RN AR R A AR R A, T 2R 45 SR
dn IR T S S B I Bkt . o B B R PR RS SR, L B b A i R AR A
B, 0 ORI S R SR U it A5 1A

2. B EE AL HE AL DNA LKA YT ) 5

(1) Zlifg. HgeR )&, 40 AEFZH DNAL RNA IR A7k =

(2) DNA ZE a4l

(3) MRBUMAR. 2 BRECE R TS RIEFIE BT o T8 BT A R % 1l A
LRI E BOL R BENLIE, AT REE B — Ak 26 i3 — M 4l fE, ik
AR EAN [FIHL 5 1B ORAUE 22 4245 R0 7T DA 31 1) fe K 35— MR AR FE

(4) LRI

(5) #JF i
(6) 1 Bt
(7)) FH e
(8) A3 H B DA iy i M A )
(9 HEW AR E
(LD HEBRVATT A RO 1
13 R LA
1. AR5



IEWZAMREE A P ARG, BERIEIFREIE2IRTT RER K . )&
exvivo, ZfMZANILH H 13 N 205 B A i S AR N R BUR I RCR .

2. A%

SeEBEh Y SEIe S5 AL AR AR WL R B S AR . RIS L]
IBFNRST R H I IEWIEIRSEAH G PR RIE R Al . SRR SR P S 56
BRI EME . S ARIBARN R Al GEEGL T Im PR i@ R s .
YIS R IR (CWIBHRKEEE D A€ NXE, 5 oae S NI4T I L D)) S A
¥ o

AT RAES A LR FLT T2 CnfliRZ=5+) . NMFe R A 3L
M 1R TB) 42 B S5 IE BB B

(7)) ZEPIRTT N % 4l

XF R A A% B3 AT T iG], AR AL PL T 2 Pl i) Bk

1. Bz vrY

B 1 AERE T CRUE RIS IE SR Ah, X exvivo FEE TREALH B A
SRR 3 AR, BFRAERL R B8

(1 AERKE T AR, X HARAT LT LR . 2 540
IRAEAL A RE R B IZ A K T e, ASFER T BUER .

(2) Xf[FI i S AR R IR A, 6 20 AN G 8 22 5 T L 22 A PEAR i

(3) W5 AhAmM, A 2B Pt 122 7 Tl 4 RO E A% PO A5 D IS 1) B o2z 2 v
RIHH o

(4 BuEille. Lok B sk, @iNREE, HIESUE
BRI R TR S, AR B2 A L e i ) A A B RE A R B 1k 4K 2
FELAUESR o B0 0 BAE T R 40 A I S AR B N BUE 1l

(5) AHfIFPSEE— PR A X S b, DGR AL K BRAR IR
WML ES DR SE IR ER R . A AL o B AR R A (it
ELARMD A ZR AL BRI AR s PR AT SR (B EUE R
FERND I

(6) SRR AR, 5 N BE A N 2R Gl 0™ M A6 A A A
TR o

CT) Y. BRERfEs IR K ARAE T T HFIAE, BELE exvivo BR



invivo SASEPHEAIN , HIEIFIEIRIN, UL A 5L
HER 324

2. Sh TR

X invivo KRS 7%, 05 SURBERN G AL 4 AL DNA )
MBS GRS SRR 3T exvivo 7%, Fifk
58 K IO AT HHE 5 Y T B3 LD O B LA 3 1

3. BPERBIN VA

BOR B A PRI B ALK . invivo )7 RIS SURHEEHE R Y
PRV, B F ISP TR SEOOAIESL, B ARG % 2P BN E,
U AP R B A (RO RD RKONB IR, BRI
AL, RIS T WK (BRI 5, Waa
BRI 0 B L PSP AR AT E BT S 44024
RIS T AEBUNIIR S 250 IO 25 SO P T8 R A
LRI, B LRI F A . B8 S AR 10T A A
XEF exvivo 7%, AHHERIHEANL. EMAIASE A AMENSN, —&
AT R OB (IR (. 5625 45
BREOGAE) | UM THE BB AR A (b, i, BT5) . 240
TR PR OISR, JEIROEIVOR . % exvivo 7 R IARIBN T
I AURGEI 2 ARV, ARATEEN, R UASZIR IR, ik
R exvivo 5 invivo 5 A HRUER MR KL

4 ST

FEACTHE L A AR R R, TR AR AR 10 G S
(I, AR, TR BLELIRAY E 5 SRR CHIREER DNA)
S R 0 5 R SR AR B 4 ST

X T SR SRS 10 H I3E I ROL ARG ORI . S AR
PR T SR oA A ST TREALI S T RO E T R AOHLIA S
LT RERE YO (S OB DRI S A T
JEI D .

5. B AR



() EEFNAIT Im RS 7 %
FPRNATT AN T — ARG i I RN, e e R B AR,
WXt exvivo J5aN, TGS I R 57 A1 50 il it i N N AR B Ry
HE, EREEFARETEE, ZRENXEENME, WMAETZRMNREE,
XTI PRBI 7T B A R AT P2 i ds,  FHAE HE Im PR B 78 I A £ 1 21 Bkt
1. $RALER R AL RS GMP AR = 2 HIE PR
2. PO PRTT 7 AN B S ST O B R4 B AT 3
3. M AR TT . IR, E TR . TR EE R TARSAG
SYHGR, R TR R AR
— Fe I A A S = AR
5. MALKIERIFES
6. FRAHZINFEELH LT 73 1 AE AT .
SR ZUMERE A AN 7 T kil . 2 T N A R BT R SR LA
G SRS AT, Z0E R P M LS N AR B 28 277 1T FRYAH S ASE U 458 B8 A AT
RE R AR (1) G2 2 SO ) 0 S KD T4 T
7. AIREFEAE M RIE A R S IE SR, B SR T 5 S T IS
et il
8. BEVT TR S S S
) fEHEZEH R
WATFE oy EARAC B A R SR U], I B [ 5 24 it B B JR) GCP A AE Y
BOR PGS AR AE LA T SR, AR N U WZIR T T S E RS i B
BT BE B R S T e A AR R RS, RIS ORI N BUEFRZ T iR T B Ik
ZJTRIBTT, PLRARIE— BEorp BYGIT RRAS 2L SR IT AR . PR ORI B
Bl . RN K& 78 0 B2 5 A Be T IRa 9T



