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Brief description (or name where available) of the active
substance(s)

Adeno-associated virus serotype 8 vector encoding human ornithine transcarbamylase

Brief description of the finished product

Concentrate for solution for infusion

Proposed indication

Treatment of ornithine transcarbamylase deficiency

EMAZ/CAT conclusion

The committee adopted on 21 December 2015 the following scientific recommendation.

On the basis that:

- The product contains a biological medicinal product as the active substance;

- The active substance is a recombinant nucleic acid administered to human beings with a view
to adding a genetic sequence;

- Its therapeutic effect relates directly to the product of the genetic expression of this sequence.

The EMA/CAT considers that the product falls within the definition of a gene therapy medicinal product.
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