BULLETIN

Volume X Number 1 April 2012

Japan Society of

Gene ?WJ

[News letterB31TICdHh7/z> T [(REARBE N BETFARERRMZRE]
— AR —
HHEIHRE — %R -
FFLVMREZREL ICH=DT]
- EHIEA -
[618EIBAEEFAEZSAEICAITT] — S H -
- XK k-
[(BEFMEEDREN]
(1 7RI BAEEFREFRERA T —HE] — Jth FH et —
-aFk 4 E=M- — R i —
[USGTHFREE RENEV] (BAEZFE)
—VLIIBEF -
5516 JSGTH X E ]
—EHDER - (B EEFEE SOMAR—SEDTFE]
[4511IH] Journal of Gene Medicine (JGM) Award] (B e%E - AEEA]
- K BE-
[fREE%EC]

(45 2 5GBTS — 5 7 734 48
— P

[1ET7 VY2 ANINL 75 b
—Paul Wuh-Liang Hwu, M.D., Ph.D.—

ERNIVEYS -1
- ¥ s -
- -
-BA T3 -
— e -




News letterBRETICH/=>T

HA@Z RS BEE
BHZ N
RBCRFREEBE R 2 R A FE R
AR 7R

P R(ep) e AL R PR R ey S N i
HIz

[
BEUOCHLETEI,
FLEHOBESTFOBNTFEL b L THAEET
BHEEETP23E 7 H oML TOHE1TH M ES
EHREOL L BEDOIBLIZEEZM LA ENT
EF L7z EHITPH24%E 6 HRDRERTO ARSI
MFFELT, ZESREZEHE LT, 7077 4
BEIHEE L TWBEETATT,

BT, FRELFLTUL 54RO 5 R 50
ZHIR U722 ZHLD fAICD E T LT F234E7
HOMHES, S 5IEFH23FE10H DR HFEA T
THELTEY T L 20T, JSGT News letter
DEBATEATHIZEDPIED T L7 JSGT News
letterlE TREEOH L L B FE 525, JSGTOE
B OZRIINE, BRI INEER S G
RIS T A M2 S Tnw T, &8I
TRV WTnE Lz, TMREL &M 72
REIZR > TW72OTT A, 5H%ISGTOIEE) = X
SICED LT HRDO—BRE LT, Bz AW THEES
LT EIZ%D F Lo REEIZEFOKON A,
KD R TR L L K TRINT L - THEH
FTLIENTELLDTT, HH7OTEHILEH
LEFET,

Z DU DNews letterid. HHz 244 %13
DT WHARBRRHEEHZEHE O ENERA
Iy S HITEH ISR E 2 B 2 ge s o du A
L FRICECIIRE R ST A L) AW A2 ED
AATBY T3, F45%IE. WY OB % I C
WL TBONAMER ICKBELTBALET ST
FIZLTBY T, Ik L 2T, WIEED
LR IR E DR 2 L 2L v E
o FAMLD D EMLEF BRSO %2 AR 2
WTHT LR FREOFHEEH L, —R&% 4k
LOICEETHL EMELTVELRETT,

Z DX 9 IZNews letter DM I & DIHEHEALD
DI BEROTTH, TP —HBITICHEb- T
LEH &, Zofliffid ML TLEFNET, News
letter2 i FNTBRODX I L o722 R TEMA.
TR S SIIEH W, e ALY HNE
EHYFE LS, HBMOKOBHE, KigHFE, F
BlRd 5 VIZRICEEBFEWZE e v
To TNHONED. BRO B FIF Tz e
PHERELTIRELZWEEZZTEY 7,

¥ 7zNews letterlZ & & F 53, JSGTALY #lT»
NEEER AW IO X F LCid, Rk A 2 THK
TENREE->TWET, by TF¥yF W7 7o
—FEXRMNLT Y TWBRT 7 T4 ET 4 =D
FLAAE LT ZEDBRETT, FHEOEHIC
X, HAODOHAEN]SCTE2 L2 TwbEw) HEEE
HEZ D> TWZ2&, ZOMMEEA5 8L T
WRERWE S TBY £9,
WBICRDF LD, wobadbHEne by
7l LTOAFIHLTCHEVWTW AT IAZIE
LOETHHBRON 2 EHN2LET,
BT EBRFROWE LR LR EFEZEOEXTO
FTETOTREEZHMSLTEY 9,

F18EBFEEFARFESIFEICHTT

&E

Y S

REAR KRR 2GR RFZE B0

INRRFRSE iR

] - AR TR Y 5 — &

Z D718 H AR An Tk

BRI E BIEF S ETW

REETIEE, MEICHDY

FLCZOLLZWETNTHY FT L LLITTNNA

HRIAFELE T, TRFOEFEOEIIIHDOT] &K

FAHRWTHEEMIPY A TNSE EZATITENT

To RGN, REBIUOHREOEK IO K EE

IAHLLSBEHCHL EIFES, TSV ET

M DHEEZDED DI EFTWiE & 2w
ERSTBY T,

S CHEARRZ/NBR A BB I H — B4 S #d%
(510 &) DOEACD SRR A, FHAERE
O A% RFEIT-> CTEFE Lize R¥EAETDHI1995
EFEOE 1 MFEMESPHLBIMIE TV E,
BRIR DL B F 72 BB O 0 & BB
BOBHHFROV LD L U CEETIHFROUIZEIZIY
ATEF L7, 22T, HI8MIZFMES TIIEENM
L DA, HEREED 3SADOREZYCTTR Y S
LEMETHTFEICLTBY 3, FAEBRMZR
MHOANAET D, DHPEOFAEENC S EER
BRI TEE Lz, 22Ty REMERITITK
EE TGRSR REB X OWINE = T s
BFERRRERFEEEME LCBWE L. HKEX
DN DIFIZH LWkt BosTB) 5, 79
7 % E O BT IHEBEIITEHE & O b ARFRTIIH
HE, BREEMFCHEANRTIONE Lz, B
18RI BEFTLTCAT VT Ay b T—=2 D
W2 BEBICINT 72D MAZEMLTBY 35
S TEHHHERIT [EETHESEOMEHEED
HEDb LIHKRIEHZEI I L] 22T



KRB INTEF L. WL OFMHES TIZEEM
B2 10T FRICHISEF W TETnD 2 A5k
TELEZ I RoTEFE L, b BEGESE
TW/272% T 35618 H ABIE T HRF R FMES
ICBEFLTH, SHICHERIBHNEMN W BT
HFEOMIEERDOFEROLZII L T E 2w EHIFFL
TBHLET,

3 HIE & v A O I b DS E D5 F G H,
WAL e O ETFMRBEOBER R £4% L O T
A EFIRDEFONFTLHOICEZTEY 9,

i, REOFHOFTETOT/EZ B
W LE g & B, FE18H HARE M TIHHFERE
REMERTBEVTEL I L 20l 9,

SB17TEBRABEFABRFRIERAT—HE

Eagin

4 E =M

TUNREEEARB R ER A S

) NIRESI I T B

UMK B

St o TR TG R

HAEIR IR F R HOEMK

B rNFLTE, #HHEAB

TR THZE, THHEICTEIC A H A Z @I Lo
TLEHFLET,

M4ED 7 H156~17HIZ1E, #1710 0 AR s 7G5
HARYMELR TR SETEE, 4005 D Lo ICh
MO TREER 2 THE., TitimrnizZE,
WZHDaks) TEFE L7,

RHARKER B O A et S BEZ 3 2 720K
FTTHYFLD, L OREEMN - T-BMETIE
TEVFE L2 FREB L OINEEOF.
SICIRBEEDT 2 DBEIP T IR THE . HFHH
i, KT TV ENRTE, BRTLID
LEH L EFE 3,

THMOMY . HARDBIETHEERRITTE O 5 R
BEWoL D TREHY I, BRIEDSNTET
B, BELLoTWELEEMICEHLELT
LIEAICEHILEINTETBY,. HONHO®EET
HEHLZFEmSNIIELTwET,

SHOBLTHBERMIZE T, BEMBEOLEI
DOfkftE & I, IR B L ORE L OB LR
HHEED D &, BEZAICE o TE Y BWE#Z B
R LT ETOBRMZE 7 — vty b7
— 7 OMEPMD TEHEEZII L LbDEEZOLNTE
FTo COBEDPLBFE VAR LI, SRHEIMATH
FZeLTEMENT L7, Professor Jude Samulski
AR 5 H16~19H B0 2815 ASGCTR KT,
ESGCT ®Professor Thierry Vandendriessche &
FIASGCTEBZEREICZONTB Y., 41%]SGCT

JISGTEDHFTu Y = 7 ME#EEEZED T, B
AT REIC o TL AD D EMHEHLTBY 9,

T TIEH D F T2, FERKICProfessor
Inder VermaldKER#=7 77 I —# % (PNAS)
e D Chief editorliZZz b5 & & HIZ, Professor
Malcolm Brenner (& FEAFE A 12 5553 01K ] L7 5 23 4F
K#s2&TMentor Awardz 2 E 21, AKET
WA T I AN CO 2 HHIIMEEDOREE L V=2
— AT L7

AL 18I0 H AR AR F IR A R PR R DSREAR
K, EELRBZOBMEECTREI N T T2, K
L HARDBRFIBRICH -2 EAPETh, HA
BT HERFRIMERIVHR D SNLERIHD £
FTIEELIDMEHELET,

LAEAERSEOBRICEN T LT, X512EVE
EAETHVETEZLLIDBHOVHL ETFET,

[JSGTRfFEE REOEV] ——

[%16EJSGTH#SHE]
FRBERA Y T
BTG & — BB T
B PS

SR IDLD nED

LEEBD . HITHRLIERIH

CEd. L% < odtfHE

WEEEDHEFTOTMIIDD &

W L 72 212, F— 2k~ ozE L2

Lo, WEMFEEEDTAEFTIZZOR%2 BMAD LT
LR L BT E 9,

Apfgeide FEMEBEMEOMEEZHME LT,
YEATANVARY ¥ —% W THoxB4#n T2 &
MR ILANEA L, ZOFERE - ettt ey I
DOBWSREHWTHIEL 720 DTY, L4, HoxB4
BT A L HIR 2 FIET 5 &\ ) KEEY
Wrgehsss S, AUIRMIEIST e 2 KALE Y
FlEEzONT Lz, SThalis z AR ciddt
FWF7e3% ODNAVECH: (PEJek - I Bk - B
M) 12X Y BIFE S N7-HoxB4—# M Z M & >~
TATANVARY =P iy — e LTI %
BT HIEERD T Lz T2, FHE RS (T
WG - RRA) Lok T, b Ml &
PRy U 5 2 & TRIAE %%
WL FE L7ze HIMEORAE SBT3 MR AED
LY VADERSHE U2 E B o TnE -, BT
OEMIIE S E EHR T v & — O E DD
Frbl2h)Ed, A== N4 HF—Th 5 HBEK
DORELAEDRED L L, DX % Win-WindD
FROF — LFFElFT SN, BALH L P E S, F



7z, w6l AR RO HIRERO/NERAIZIE
WA CRE - THIREE B EHBL 9
GREDIDE ) A= RREHTZ T
Ab—=vat - J¥—FpiEshTtnwiZtz
Dwt: U S s

[Journal of Gene Medicine (JGM) Award]

UK SRR 7T
WA R JE 2 v & —
AT NIV N 7 BT HESER

Kt H

Z D7, 16N H AL T
HRFRERFMEXITOR
FiE [STEM CELL GENE
THERAPY FOR ADENOSINE DEAMINASE-
DEFICIENCY: A REPORT OF SIX-YEAR
OUTCOMES IN 2 TREATED PATIENTS] 28
& ¥ L CJournal of Gene Medicine® # #5272 L
T L7
AWEIZ, 775/ F73IF—+¥ (ADA) &
FEIEIC BT AL 2 B & U 7z 0@ (a1 AR
IRAEZED 6 SERICHE LM Z WS L72bDTH D,
FDE O BIRHEIRFIHEHRD S EHUT & 7o 72 Y)if
B TN ol RLTCBYEd, 2D
BETIE, LA VR ) ADAEET %4
A L7285 BCD34MNE % U s A F R b i B 5 45 o
AALE 2 IR EFELE LD, A7) T
FTHRSL G S LE 2 FH L 72 ADAEE T
HBRO RN B SN DL Hh, BHIEZDOREDIE
WM INTVE L7z LALEYS, bTh
R 1 kgd 720 H T EFEE O eI & 6 41
V2D A2 T KRR 5 S Ukl B BFdo
Mlas&Ih Tl ADAZRB TS5 VSR,
MR ERZ AR Ll A 2 & T BIBZEGE BT o
TNF L7ze &k ) EEZR Z L IIMBORIENERE
THOLNE RS2 A NVARY ¥ —DF ) KifEAIC
£ 2 HIMEOFIEZ A ST, HEEOREEIIR
ENHETHY T L7
C DR N SFATZZ L 3 BE L. V&%
TE O ERMZEEFRERE LS 2nEn
) BAEDOF DO HEEIX Z O ICED T SNk
EoTHHETIEDY THA,
COEDOZE R, KA ZI S L FBIET-IHHT
JEHE DI - BREZD. HAROBERKRE S TR
ORBICEHME L LV, RICHELNEETD
LEWZ, S EEHILTEV)2nwE RS,
BT HBERZE1E % < OBRo Tk LI
FITTELHOTIEDY FHA. REIZERRVIZEIC
HebolhALET, F—LLELTOZETHLES

ZTHBY 9 BHEAT o il R AR /N
Bt CHBIZTIEHROBE L N TL 28 o el lsE S
AL HHEAE L TIIEZ R L TS 2SI
FEIIIFICC DY BE) LTHRHH L LT L9,

[FE2EEEFARMARRME-2H 711 FE]

AR
PO HEREPIRHERP i frE
HHE—

E2my AT NAFTEELD
KRENKTT ., HIGERKDOHER
TR, AR 21X T
B HIRE - HER W
L OREFIHO-OTEHEHL LT ET, &
FWAZOREfEZ HNETHZOEE, HFEL WS
DL L L o oD E 2 EE D% ) &AHYH]
JEF. LA L, EFEmTELNIEREE LT
FRFIFRHEEE VY EHE L, B W)
TAHLDICZEEETWEEE L, KE»HIE
COEOEZILEI\IFMHFIRIEASINE L72D
T, E2oFbREmZEE LG5I L bIEETT,
FADSBIETRBE O FEI AR I Y flEe X 912
7o 72dift ik, 19954F I KEINTHO Dr. Neal Young
OWFZRRICEE L, B T Z2HEER TS5 msh
TWhdolz 3HMAAVO KRG 7 0 — > oE#lic
B L7722 LT, oA DEMIIMRNES DT
T2, WHBER KR 2> & i s & M 422258 ) NIH
THIMIEFOWARRIZHTE L T E Lz LR,
LINOIANWARG =TT ) I NVARY 7 —
DR FETR T, FFICHEMILTIZAAVRZ ¥ —D
IWHIEE#LWEEZZ SR TWE Lz, MMl
ANDBIEFEATHY L TWANIHORHEIX, [#
FHREASHE Y 7205 L vdae AAVIZHIFRIC 13 fl 2
o] LILBoTWRbDTT, 5HDXH
AAVR Y ¥ —OEEx FHRTE NP o7
LBVwET,
19974E IR E . AAVRZ # —% L T
Parkinsonyf. i Z MM R M LiE. Alzheimerdid
DOBIETHEFEEZRE L CTEF Lz 20014121,
Parkinson# (2 &3 % # A% 1168 O i i IR 52 T
ISGTHESEZ WL ZENTEFE L, 5HO
ZENGL o HRMRIZECOERIZH LD DT
To WIL. R E S DOMEEIHEL L ozl 4
KO HET Lh o7 LRI D D) T
AH GiED . ARREERR I T 5 B n T iHEOFEH
fLEHEE LW EEZ T, 7l &k S HIEE, #H5Z
BB T L), EH)FELLBHVEL ETFEI,



[BIRPZ P T ARININ G528

Department of Medical Genetics,
National Taiwan University
Hospital

Paul Wuh-Liang Hwu,
M.D., Ph.D.

Aromatic L-amino acid
decarboxylase (AADC) is an
essential enzyme responsible for the synthesis of
dopamine and serotonin, and AADC deficiency
causes profound motor deficits in infancy.
Since there is no effective treatment for AADC
deficiency, we developed a gene therapy to treat
the disease. We injected AAV2-hAADC into the
bilateral putamen of young children with AADC
deficiency through stereotaxic surgery. Difficulties
concerning vector production and the surgery
have been overcome. All patients showed increases
in motor activity after gene transfer. In half of the
patients, motor function including head control and
sitting have been developed.

It is an honor to receive the AnGes Travel
Grant. The advance of gene therapy was slow in
the past but speeds up recently. This is because of
the developments of new vectors like the AAV2
virus we used in the AADC gene therapy. The
vector 1S non-integrating and non-oncogenic, but
is long-lasting. I am very happy that my work can
be recognized. We, together with our Japanese
collaborators, want to thanks for AnGes for their
support.
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American Society of Gene & Cell Therapy (ASGCT)
15™ Annual Meeting
May 15-19, 2012, Philadelphia, Pennsylvania
Convention Center
International Society for Cellular Therapy (ISCT)
18™ Annual Meeting
June 5-8 2012, Sheraton Seattle, Seattle, WA
European Society of Gene & Cell Therapy (ESGCT)
The ESGCT and SEFTCG (French Society of Cell
and Gene Therapy) Collaborative Congress 2012.
October 26-29, 2012, Versalilles, France
International Society for Cell & Gene Therapy of
Cancer (ISCGT2012)
Octber 5-6, Furama City Centre, Singapore
Asian Cellular Therapy Organization
(JHFF - International Cellular Therapy Organization,
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