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1 USA 1312
2 UK 206
3 Germany 83
4 Multi-country 80
5 France 51
6 Switzerland 50
/ HA 30*% (52%*)
8 China 37
9 Netherlands 33
10 Australia 32
*Wiley 2015 data
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Wiley#t J. Gene Medicine “Gene Therapy Clinical Trials Worldwide” D #t&tT—4%&Y
( http://www.wiley.com/ /legacy/wileychi/genmed/clinical/
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January 6, 2012
From: the American Society of Gene & Cell Therapy and all the Society’ s past Presidents

To: NIH Director, Francis S Collins

“Target 10” group of disease and disorders

----------------------------------------------------- S~TELRICERHEN
1. L—IN—S%RMRAME &) Spark Therapeutics (PHILTRALOEERR
2. ADA-SCID i) GSK (EMAICRBSED) ihmcdda B pl
3. miEEB & Baxter (Phase I/ll) ﬁglja__ﬁgz:_r: | BIR '3
4. X-SCID (Phase I/Il) IMSENEE

5. N—*YYU#HE (Phase ) Ll AN

6. NS Sanofi-Genzyme (Phasel) -k
7. BIBBETR O ¢ — ) Bluebird Bio (Phase ll) "ADARIRIE
8. 351X 7 5 Bluebird Bio (EMAICR# I RBeHaM) | &

. Novaltis (Phase I f’;ﬁgﬁmmﬁl b
9. EBYAIRYINE W Breakthrough therapy) ¢
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10. X5/=% % amsamlL)
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(DNAVEC#t) (Nature , 2011)

*FR K T1500—5000 A [C1 ADEETRETIELBALHTERRKR. TERMSHHEEETEZREL. /NREINSEANICTESZIC
HEZE. MREENRE., FHFEGII0RE, REDAEEISME a1 7oFR) T OMFTEE.
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Reports. 2014)
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NEVUTWS, BEREEGFIICAMNO T EEF.

> ZEKBEEBEBEPSHBOREEGF(THIT—FUEEGF) DEEXCRISPR-
Cas|C&kVYKOT HET, BERIAT—TUVDHBREMNZSEICHII (BRBNAATIOXY
54, 2015)

R BUKRE (IEEHR) 7 % ; "L MSIEL T, BRI (KA

) BB A T A LA BB KB ED RS . AAOREEEZHIE. 500~ 6104

SIMAEDEBETFARETIIABRINHFLL

T, BELDHEBZIFEMELIZABEDRENEDLN TS



KDELGFERDEINERE

(REIZEIFT)



EEEFAaE7Oba— L ERZEHEHE

B AR(524+*)
- 9 - =
ABE, - EFERC P
- B T
> | eEEHE
4 -4
3 4
2 -4
1 4
O = = = = = I I I T
95 96 97 98 99 00 01 02 03 04 05 06 07 08 09 10 11 12 13 14
EEhE
Bia
TS 10% i = > (= = (4R A
SRER HATCIXEGFAEICEDIEEEZNH{ES

13% N=2002FE 6 D10E R GELFABENEF

BERIIBORIEML., EENLHOH TEREER
BERAE A BIR S 1=



H AR D& G0 B b DR EReE

HATIEINETHS0EDEERASEMNERIN TLNDH ., BKIZHE
LTHE MDD

R E— W R DAL
BETAREBNLT AHREL L

EERDOIMEE BIRLISAROERmA DL
BEFARORRNSEISKEEOREREHEDOA, BELEICL
BRSO DHL

A ATIL AR CRABIEHICE SV TBENTOA,
BRI D AR DBTOR, ERAKOREERBRET—
BT BT AR

(B Tl ARLERAELACINDBEE Z(43)

S>THTITOREREZELERIZIRET 5-OHICRESE(ZLBE
IO IT TS EA2REAN N E



BEERODERILZRAET H-HOOFH-LREALETLTFA

BAEBRZEERNSRENDORLEICRITI-OHDBENLHEEDHEEIZEETS
ER(EEERKERE) [BRILIE]20135F5810B 2%
BAEEEOMERAENSCERIELEFTCOREDRSHLH EXXS

| ampm ]@[ BRERAE |

® BFAEERZEDLREHDHERELH
51-. BEEESZDRE#E R
UHRBEEMIEERIC DLV TOE

® MRAEEMIIZDOLNT., EFHRE
Mo EADNERERTERREIC

0 HAEBRZEDYRYIZELI-=EXRE
DI EELHAEDORBHED F L.
MREENIESORELHTFHF
D F T HRTE

® exvivoiB{ZFAEEREKME IxE
JRODEWNE—TEBEERE]
(2548
BAEEEREFLZE2HEREZBEEREDNE)
2014%F 11 B HE1T

| suEmE ]{} EEEDRE

® rE%:‘ﬁ'ﬂJE?ﬁ*ﬂé%ﬁJ@@l:EE\
EENDERIZHBTESELS
(BAEEARFNLIORXRNTHER

® BAEEEFAMODFHIZLLT-
FHHRR REEARZEREDEA

® EHInFAREERIIBAEERSFH
T ]

0 EEADHRBALER. FRHOMR
EHICEATAFIEDE R RELGE

\\ﬁﬁ&?ﬁ@féiﬂ‘% /

EELEEBERE
2014%F 11 B HE1T




BAERFRMGEGTFARARM) DS - PR+ &6 E

BAEEESNE LA OMIERNBE B E ALY — L H -
[ERDEBHNE] LmusmmdssonT—a0INE- - EBEEET 2

it 5% 7B BR
J'"Tﬁ;m >> (M, B M ORED) m Fﬁﬁ}>

(BFAEEEFRMOBHEAIC EBEDTHIERELYEL
S5 T = 2 o - B Ao S P ] BOTIEAEEIR

g
- mREICAEUME] F R Xli
( )‘ io) é~f~é-—l—-é, G - }
J%_x— I:I
o MM —EHMDESNTIEF NS EE(ZYRHEHBALREEE
JER &K CHETE = e
o et  AMHDEERAFIIERIRM

CEHE A



HADEEGF AR ERE

H Eﬂﬂl I %

IE"K% Jﬁum Eﬁ%'—&ﬁj—é*ﬁﬁf

20023 H2TE X R FE -EEFBHESERE1S

2004F 1228 B XERIFE -EEFEE S RE2S (£ENIE)

2014411 258 —EBTRIE :ex VivOD BRIV EEBFZD AT R IZHSHIE
JRER
1@11:\%:.4%’:% EEAOMERVOZEEDHERICEHT 5158t

199511 A1SHEEEEBFRHFEN FRE10625
0137 1HEXRAREFEEERREN ERPRFEOBRLICHIRIE

Fiaima
OEERII R IESt: E&H(FMH?) . EAGHE. HEEKENRELOVEN
HEECEHEINETRE. REMHEEIER OB KA
OEE TR ME. REMHRICET IARIF20EECRELNTHA TV
SRERBIRRT D B LA R EDEAAR FI S TUVRL

COREDMFEM DES CERRGERDZERD XK, B ORF DB RZHRYAD
B




EinFaRERRIEEES OWEDRA

BECFAEDEREGE AEOALELT FPHEEHD

B REREF TEEGHKEE |IEVOHIFEZHEE
BE-FHIERD., IRE TR D A AL LR
LTREEL ETHACENTRIZFRIESNBE

W % i 2% H R T A~ D X s

BRI RS IEHEDEEG T

BRI RO RVBERFORE=>10FL L

B RICEHT HEH- K

BRE -T2 GIREED) EFEICTEODHRERLDOES T

SERFECEON-HEZEE A TORKITER

BEx vivoEIZFAREILERMN (RFROGRE. ZEHEFHEIE B
[ZlXex vivozrixL . BERET/EH)

I-I-l

=




FHNERR - EFHS - AEERRRIRALRESR
BIGH#RmICN I B FiaEED
BRABAEICOIF TR, AWHFMiED
W3« A FS A {ERL - AMBERL

T X B =
EaEEHERS : B EERERR L Y — - iR
BEE :htiE B (BER)

_7;“4’ FS42: REFEHMAERKOKHRURSHEDERICET S1EiHDOR

Bl

EXRF : EXERNE - BinHHlmICN I BRI iaBROBAKMFEIC
QIF-R2H, BNMFMOEL, WA FS A4 ER/ - AMRIR

WIERRIRE IWNGFTF KL (BZABERHARC)
BIRIBTARILRS : EB B (BRERKS)

HEE : FE &E (BARENKS)
PMDAA#MZETIE : T8 & (BLRESEERHFEC)
PMDAA#MZETIE : JNIZK T (BZRESEEHFEC)
NIHSA#ifiE At BT (BiASEEHEC)
NIHSA#IRE #2 KB (BZREEEHREC)
NIHS{8 & : AEBE  FIEF (NIHS)

PMDABXE BiEZ E8 (PMDA)



HARSAVFERRIRETEL5RDFE:

BRI DOEEIZEET BT FR—/\—(CP)DERK

FEHARDIETER—/II—~ DY A H

EAREsE
B FABRED
mE - T
DA ILARYZ—D

mERTEEeH
@ CP

DA ILARGZ—D
HMAZEFMmEXE

AAVARYZ—D & & -

mE T TE N
{ficp

R4 E SEMSFEE FRROAEE FERRIFE SERR28F E
BEfFiRst OBE- EEBEEL
micLOWE | REFR || oih#-n7s
— > )
P — B FABRWG
AaraursE | FRER || =g pa—
T LEE M AIE
DIZHEAL (EH)

BAZERERBTEDHELAM-PCR, IVIM

P —
BiEFAERWG

REMER TOLE1—

assayF DIE#E/L (L E - #idt) | | I
| | . >

AAVRYA—|Z BT R
(AXEX)

BIEFREWG
REAFR THOLE1—

| m—

ROS—DREEERDEZFICEATHCPOERBRE



1i:;FJ%?5§§§znn<Z)J:k’

REEFFEICR =R

*—L

BAEERFAMOEH- AR

(FERE%TOR)
BHAAEE

% IE

B\ &

% 5

>HNEDHETE
>EEMHEDHEDR

(RS
REb AL R
)t

(2] 1ER)

a4y >SSk ST
28 25 By iR #F =% BRERBRZE 0N o8 BRA~ > on B ATl ;& D FEL
E RS AE DR L—R AT > BN - e DR
TATEY
FH: IJIJ
u

ELTOR AT EEM

RRTART —2 DA

AN

BEDEREETER

WELE

H

Bl— (R%) D&
CFaBREERES
THEE#ETH
FATIgEIZ




