T ) htmEsanOEanfeiE(CEE IS

E PRV Ram DA

20164 7H8H
- EEDRISCHI DY ARERIMOSHD ST EE R

P
N

£+ Tt




1. EMNEEFRZEICET daam

2. ENTJLIREICE T dikim

3. EREMETCTFREYZYMEOFE)

. SROMmRE



. khEEFExE 000000
OMAXTSR
o FHRY : IATHAY. SEHEMHAZ RS
o )L B ZSFNIVRUF7 (mtDNA)
OURI/EH
B FREZERNOERRAANIICE F 5. QRN EE
< EX|(IAANFRE (ADME) ZEICEIED]
OHHESNER =
o {M{E : EEAOER. &%, FPh
o EEE . EHIMER. (t=BIENTOIERE




19754
19824
19904
19974
19984
19994
2000
20024

2003
20125
20145
20154

20164

2=

7POX=%E fARZDNAEEROE AR

Splicing Lifelih—b: E{RI4EIRETME

oSz FaE=Em (CK) : ADA-SCID
HFOEFEFRB R FIMIDNARZEIC LD RNTEE (K)
UCLAS RS A"t METEHAR RS De "
OTCRIBMEEIL FIAEZRICHBREIET (CK)
AAASLK—NEMEGEERFRE"
X-SCIDEGFEERZICAMRFEIEICIDEEREILT ({A)
FDOWADA >2mS AB{zFR-E>T”
HIDELTFAEEFZEEE (FE) : Gendicine
PR DE FaEREFIHEEE (EU) : Glybera
FOEHRRYT ) ©REHIVAEDIRE (CK) : ZFN
R BEL T BN OEIEHAER T MtDNACKZ AN BEEE
bt NZABORNYS ) MREDRXFEXR (FE)

EFRe MEInFiRET VA (CK)

B _DENZFINT ) MREDR]FER (RE)

(%)



A== b \VAN! > N=A

e First-in-human

o BRIRRIOZ EEHELR | RDY— B FRE. AT-ILEIR

o BSERIGA 1 UROVSARLKZIqw N, #EEREEIR
: %ﬁ’rﬁé@?m 7w

« EERO7ITEAEIXN

* Gendicine. Glybera

« TESES
o ZIR—Y : WADAJL—)L
« EFLIMEAL

Hacein-Bey-Abina, S., et al. (2008) The Journal of clinical investigation 118, 3132-3142

=X

R TEEE2356DERARNERN R, FI4RGaDEEE

5



\el2 J— > \NEA

FCEREUTERBIERRE (BATEERRIAZTEL TEAME)

- BAY
OB FEREDEDR (FAE) T NI RU7RME (FIEEMEFIZL)
QB : DRFillfeEREE. RIBIEE.
BxAEdEMAZ= b2 RU7 IRV F—FBHEEAUGMENT (2015-)

« URJ

AFEEAT RE. FLE. TXRITRER (FHRAOEE

- IO RU7 IR E QYN E B R R BE (&R
o HEonfmil

BAE. HESE. BTl (BEF) ( IV OUAXIN (AEHE)
- RN

JAARETIER, TAO-Tv7 . MiFOMEBE DIE M EETFHABADER L



J ) LimESEDEFFI R

| X DSB
HDR gy NHE]
B TG '
Insertion . Deletion

B FEE (hVWIEREEEFOIE-)

Exogenous DNA
5'

R ] '

EXIR, ZHEME, ZEWMRZE ATI-TYNERE. REHRER. V()



Infusion of auto ZFN-CCR5-disrupted

| 201 54 White M 20.2
1 203 50 Rlack M n1
| 204 31 White M 43
| 205 50 White M 24
| 251 56 White M 231
i 253 38 Asian M 23
| 306 50 White M 19.1
| 308 7 Rlack M 131
| 309 43 Asian Indian F 29
i 351 60 Biack i 14.1
| 354 41 Hispanic M 156
| 355§ 44 Rlack F 16.2
| Median 46 14.9

o =
N~
G

!
[

e ©
~
N &

H

1.00x¢10*
1 0Rx10°°

1.00<10*
1.00x10*
1.00x10*

1.00x10°°

1 orwWL. 1ru
iAW

0.77x10**
0.50:10%°

0.830x<10*

LU 1U™™

09010

97.0
977

991

8
[=3]

£

sz

bl
e

NORON NN
N W N A O
O N OB N w o

N
o
(=]

ey rwwy

HIBEPRIATT CIIATY -5y MRz HmUIA FBABICAVWCRZE THIRZ T

A5 =Y RGN TR,
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Day 3 Session ‘Interrogating Equity’
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