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WHAT IS GENETHON?

a4

\\/GE ETHON

treatments

Breaking news

» 17 January 2012
Fulvio Mavilio, the internationally
acknowledged expert in gene therapy for
rare diseases, is appointed as
Genethon's new Scientific Director

2 January 2012
Gene therapy : Encouraging results ina
Phase | clinical trial in limb-girdie
muscular dystrophy type 2C

» 1 September 2011
On the Internet site of the Usine Nouvelle

magazine you can discover the Genethon

laboratory financed by donations to the
Telethon through images from behind the
scenes

» All the latest news
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1990~1992 E F4J L®mapping

1993~1996 BIEHUHERBDEGIHEE
1997~2002 BIEFEBBERANOY—ME (AAV, Retro, Lenti)

HEREANY 9 —0iRfH
2003~2007 EEFEEBEATRREANORYEH
2005 GMPIERIN D 5 — RS (AFSSAPS)

Gene and Cell Therapy Facility (French Law)
2006 EERAXO 2—DHRIE
— Gamma-sarcoglycanopathy, DMD, WAS
B:’p':df;f:mwm'gl 2007~ Gene Therapy Pinoneers

ARSI O rour ettt 2010 BEEHEBWAS trialzpit
2011 Gene BioProd (Largest Production Plant)

» All the products
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in vitro and in vivo therapeutic testing platform
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GMP-Compliant Production Platform

Genethon Bioprod

* 5,000m2D IS/ IV RBETIRL RBEIP
- 1ISERHVACIVY Y (BEPE105~5x105)
e BkmODIP—459 k

- High Environmental Quality (HEQ) BE# 212

Lab
« 2,500m2 LNIL3THUAYHRERSE
cS500M2 40D VA IV RBER

e class A isolatorZHD2D0DEENDVAMIVRAKBIER
*500m2 GMP¥E N R EEIBRERE

Production Capacity IBWE 280051—0 (45(EM)

c E20DEFEMA/INY FORE AFM € 5M, Council € 15M, Genepole€8M

- 800LDAAVEE (4x200L bioreactors) | . -
- 100LOL Y Fo4 L REIE %%EhofgoAFSOOEJ O (10{8)




WHAT IS HSR-TIGET?

mo=n | * San Raffaele Scientific Institute (SRSI)
San Raffaele del Monte Tabor Foundationh®
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* San Raffaele Telethon Institute for GT
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WHAT is CATAPALT?

cATAP Ul'T

Home About us Working with us Manufacturing Resources News Careers Contact us

Resources
Cell and Gene Therapy Catapult Preclinical database

Growing a UK cell and gene therapy industry, delivering health and wealth

Clinical trials database

Clinical and regulatory
UK funding database

Take a virtual tour 2015 Annual Review Manufacturing centre

High above the city of The 2015 Annual Review u?dates . Wh itepapers an d resources
London, our new facilities highlights key events and View the latest details

offer a dynamic and achievements over the regarding the centre's

innovative environment. past 12 months, as well as progress. acc ELLerate wo rkSho p

Take a virtual tour of the case studies, information 5]

lab space and contact us if on the project portfolio and

you'd like to arrange a visit. financials. Regu lato ry news

Bl Bl

Tweets L4 News Events

CellTherapy Catapult Egu Irr“:rggﬂ acnadta(?:#eis ADOPT Summit 2016:

tIL s ESE—« AP NI FIZHBEEEZD SUBEESRICHIFIEE VRO SHNS,

B, BEHBRBEEDORF - {2t - AR(ETHRDV—HF—LLY, BEDUZBLEIFERRICEST
DB ETBE

OYFOF—IABmRICUSEEE, RRENMERAKSERICHL., BAK - Bl - RS - RNEBSEOTPIR
HeEREMRRIR (NHS) TRIRTESLSICLTLS,

BEQRZEVNTUIDN, BIELIRE - BERROEERKRE T, FEIFRIZIMUK, SRRL TS,
RESRIRBREIEROBEEEERDMEBELRICSERY FIEETFHBLTHY,

2021 X TICSOERY FMEDTZ ES%2 67259 ERFBH > TS, (ct.catapult.org.uk)
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WASICDWLT

* Wiskott-AldrichfiE{&8¥: 3EM (I/IRRVEE. iR, IZERY) . XRSihbHiEin
-  REABIEFIT7 O F U HBREIEAMEFDWASP
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Unolsted BMT n=2t Results of SCT for 57 pts with WAS in Japan

z o6 *1985-2004
g os L *| [:MMRD, 10:MRD,21:URBM, | 5: URCB
e *Good result of URCBT and URBMT

matched reated BT cr PSCT -mismaiched *BU+CY = ATG conditioning regimen is recommended

Kobayashi, et al. Br JHaematol.2006;135:362-366

T > WAS: SIN Lentiviral vector (w1.6W lentiviral vector)

i, ﬂliﬂill

777777777777777777777777777777777777

% ﬁmnnn

5 = ||
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