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Non-factor replacement strategies

Complexing

Antibody 

(e.g., 
emicizumab)
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Gene therapy



The Vector
AAV 5 ‒ adeno associated virus

Lowest immune response
Episomal & had integrates at a frequency of 
0.1%

Non-pathogenic, even in wild type format





Gene therapy 
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Gene therapy in Australia
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Patient 
considerations

Eligibility Durability

Factor level Genotoxicity 


