


2009-11-26

< M iE %G 5
¢ BEefoairHih
o F Ko it 4 a4



Bn: AMR ISR R HRATA

FARFPPRA-BEGERS, BLILTRETASR
~HiE, DIRFENLATREFARTH, 24 &
4 iAok £ 5% HhF &Lz A EVB,e

2009-11-26



Bl AMRARE R AAA

EILFKRBEYBIAT, EEL4TPRBREL
AR A, U & ILE AL T R,

2009-11-26



2. AfRIRék ERAAH
o &‘iiﬁ‘o‘éﬁ
S IR KA T

2009-11-26



B : RRAAR

* AHEA
* NEBAGF

2009-11-26



X & % 77 (gene therapy)

i ADNAE 4 # K
BELEF TR
SRHOAa, £
REIEEHRS
| kT REKGA
9 o

2009-11-26 7



AR&ETERS

A & 4 & (gene correction): = & % sk E
TARA, AEAN&RKGALAR, =tk
AR AXETEE. ETLE

&£ & -4 (gene augmentation): % & & -F 5
BREFTERA, AN L RE LA
LR, & T Q&H&ERF

2009-11-26



AR & FHGEAFT A

¢ Rl hRET: RELHEKHARAKNS
i.] gxg\ﬁ‘) '{ﬂﬁ'gigl{ﬁ ﬂb{%/a /34{;0

Somatic therapy

2009-11-26



AR & FHGEAFT A

¢ Rl hRET: RELHEKHARAKNS
i-] gxg\ﬁ‘) '{ﬂﬁ'gigl{ﬁ ﬂb‘{%/a /34{30

* AHAMARRAGT: THRERAF, &
AELAARAALAKEPHA

Injection of fertilized egg

Tranegans O

Eag

2009-11-26 10



\/
0‘0

\/
0‘0

2009-11-26

AR &7 L

g AA G EEFN

SR AR R EAG AR,

11



4

2009-11-26

AR & FTEEN

AAGELANM A MELRAGLEH
3

LEABREFTAR, LA ARAARY
1A 32 A 4]
FANEAAELALSEG LB, FEA
& S

AR AGHERKFoF &

12



AHENTHBE

7% & /% L & # # (virus mediated gene
transfer) & 48 :X % F A K&, #FlRHEaha
AR AR TARK, ARFAEFHAL, £4F
kB dtARimE, RALARB

2009-11-26 13



i¥ 3% £ & & (retrovirus)

© 4 £,

> REUMLARL M, HLETiA100%
> RELA S
> THEAFT@AALNGS, AE LA PR
KGR ARAf AR
® 4 &,

> & & &2 ¥ A (7 kb)

> HAudE

> A oA %A &
2000-11-26 > 4R 3t o~ E M b oA K 14




i& #% % 7 ¥ (retrovirus)
“ ERZAHAFRAGHA(EBE A F)

A F e EHEE SrEe

v & A A ® Y3 2 N3
U3| R | U5 [~ [ | U3 R | U5
5 LTR gag pol env LTR 3

& R & % & (Mo-MLV)

2009-11-26 15



¢ ERFAFRAGHE(RBRYAF)

U3| R

U5

5" LTR

2009-11-26

Y simEmER

U3

U5

LTR

3/

16



v EREIAFRAGALR

, v /8
Helper virus E—

Packaging
RNA protein RNA

¥

Virus Recombinant virus

Packaging cell

2009-11-26

17



DNA% %

© 1t &,

> EANDNAF B 8K
> REWAS, AEEELHE G RK
> R EL, BRIBNREGEALLR

® & 4.
> BRASLH
> AR RE AW

2009-11-26

18



\/
0‘0

2009-11-26

DNA % #

A8 7% & (adenovirus) # 4k € 44 &,

> A#GEAF

b TE$ A ko B i

b AFRERE, §TRGEARL
b TENEMetate, HFishid
b R B

19



2009-11-26

XD ROEX: 5

% F R

R F 4k oh 3 A

RF AT HEHKEH
e NCE

© B MK 4 fafe

20



BABBALREGT FG4EA

& ADNA#RNA 6 s & Z AL T # &, B & K7 & R
@ lin, ALANRLEALRNA(HKRDNA), FamRNAZ
ih, A XE, REABFAEQR, AAEFTAR
] 8 Q.

o B L RNA& it # 44

+ A L RNA(HDNA) & 4 st 2 # iz 5t

< AR AREZASLRNA

s hesvdk: BB Anmd; eRhbE, EHETAE
ro0or10s T F 21



“@&xKA" Fk

“f & & &7 (suicide gene)# # 4 T & — #¢
A2OHH(HHDBAUATERGRN

<~ L R/AHF GHRBRR$FHSVITK)

2009-11-26

22



“@&xKA" Fk

“f & & &7 (suicide gene)# # 4 T & — #¢
A2OHH(HHDBAUATERGRN

<+ 3 0% % & (by-stander effect)

2009-11-26

23



EEFCRET




2009-11-26

“QRAA" A

O

s O

25



2009-11-26

26



2009-11-26

27



o0

L)

2009-11-26

SRAHUKAT &

3HRHAHMDR) A R

28



2 KA Tk

¢ KAHKAE

AR ZELAAGLREARKBECLALE D
%, BFAANELQINHE@0, #K
feitB@ A RBEHNZERA, AWM BBGLEK
REHALY, HRAKAQAFRKTE

2009-11-26 29



2 KA Tk




PR /” N
- 1 / \
y J P
o \ y- \I\
I o * .
L ] \
, [ \
A . !
/ \ A
! T |
N Ny -
2 e W
1 /v\ } 7
\
N l /
\ 7/
0\. \A .I\

7/

13 A M T

2009-11-26

31



ARAETORALE A

<« ADASRZJE

e

 French Anderson (NIH)
b September 14, 1990
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http://www.humangenetherapy.com/french

ARAETORALE A

Ashanti was the first
patient to be treated with
gene therapy.

Ashanti de Silva

< Injections repeated 7 times in first 10.5 months

< ADA:1% 25%
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