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Table 1. More efficient current protocols in preclinical phase for gene therapy of haemophilia.

Factor Animal Level in plasma* Term of expression
Research group expressed model Viral vector (ng mL™1) (months)
VandenDriessche et al. [9] VIII Mouse Retroviral > 200 14
Balagué ez al. [10] VIII Mouse Miniadenoviral > 100 >5
Gallo-Penn et al. (Connelly [11]) VIII Mouse Adenoviral 10 12
Herzog et al. [12] X Dog Adeno-associated 70 12
Chao et al. [13] X Dog Adeno-associated 100 12
Snyder et al. (Kay [14]) X Dog Adeno-associated 70 8

IX Mouse Adeno-associated 1000 4
Lozier et al. [5] X Macaque Adenoviral 4000 <1
Wang et al. (Verma [15]) X Mouse Adeno-associated > 5000 5

*Standard values: FVIIIL, 200 ng mL™%; FIX, 5000 ng mL™. Moderate phenotype: FVIII, 4 ng mL™%; FIX, 100 ng mL™".
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