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Science 288, 669, 2000
N Engl J Med 346, 1185, 2002
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News: News Archives

Science: Gene Therapy Technique Slows “Lorenzo’s
Oil” Brain Disease

A strategy that combines gene therapy with blood stam cell therapy may be  useful ool for
reating a fatal brain isease, reportin a new study in Science.

(Nature 461: 1173, 2009)

nature
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Gene therapy deserves a fresh chance
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(Science 326: 805, 2009)

MEDICINE

A Comeback for Gene Therapy

Luigi Naldini

6 NOVEMBER 2009 VOL 326 SCIENCE www.sciencemag.org
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Hematopoietic Stem Cell Gene
Therapy with a Lentiviral Vector in
X-Linked Adrenoleukodystrophy

Nathalie Cartier,"* Salima Hacein-Bey-Abina,>*** Cynthia C. Bartholomae, Gabor Veres,”
Manfred Schmidt,® Ina Kutschera,® Michel Vidaud," Ulrich Abel,® Liliane Dal-Cortivo,**
Laure Caccavelti,* Nizar Mahlaoui,” Véronique Kiermer,” Denice Mittelstaedt,*

Céline Bellesme,” Najiba Lahlou,™ Franois Lefrére,” Stéphane Blanche,” Muriel Audit,'
Emmanuel Payen,*** Philippe Leboulch,™***** Bruno 'Homme,” Pierre Bougnéres,?
Christof Von Kalle,* Alain Fischer,** Marina Cavazzana-Calvo,**** Patrick Aubourg?*t
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Indications Addressed by Gene Therapy Clinical Trials @

DIE R

The Journal of Gene Medicine, @ 2013 John Wiley and Sons Ltd

WILEY

Cancer diseases 64.3% (n=1223)
Monogenic diseases 8.8% (n=1667)
Cardiovascular diseases 8.3% (n=158)
Infectious diseases 8% (n=153)
Neurological diseases 1.9% (n=36)
Ocular diseases 1.5% (n=28)
Inlammatory diseases 0.7% (n=13)
Other diseases 1.4% (n=27)

Gene marking 2.6% (n=50)

Healthy volunteers 2.5% (n=42)

www.wilay.co.uk/genmed/clinical

(Jan 2013)
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Geographical Distribution of Gene Therapy Clinical Trials @

The Journal of Gene Medicine, © 2013 John Wiley and Sons Ltd

(by Country) WILEY

Multi-country 3.9% (n=74)
USA 63% (n=1199)

UK 10.4% (n=198)
Germany 4.3% (n=81)
Switzerland 2.6% (n=49)
France 2.4% (n=45)
Netherlands 1.7% (n=32)
Australia 1.6% (n=30)
China 1.5% (n=29)
Belgium 1.2% (n=22)
Canada 1.2% (n=22)
Other countries 6.4% (n=121)

www.wilsy.co.uk/genmed/clinical

(Jan 2013)
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4

. FDA: Guidance and draft guidance for gene therapy products
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