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ARTICLE

Regeneration of the entire human
epidermis usin; ic stem cells
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Single-Dose Gene-Replacement Therapy for Spinal Muscular
Atrophy
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Human Gene Therapy
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Severe toxicity in nonh pri and piglets following high-

dose intravenous administration of an AAV vector expressing

human SMN

Christian Hinderer', Nathan Katz', Elizabeth L. Buza’, Cecilia Dyer’, Tamara Goode’, Peter

Bell’, Laura K. Richman® and James M. Wilson.
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