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Past therapies

About two-thirds of the
world's population lacks
access to prophylaxis
with clotting factors
because the cost of
treatment is too high.
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Current therapies

Haemophilia A

Plasma derived — Biostate® (VWF/FVIII)

Standard half life FVIII — Advate®, Xyntha®

Extended half life FVIII — Adynovate®, Eloctate® (T % 19 hours, 1.5 x SHL)

Emicizumab

Haemophilia B
Standard half life FIX — Benefix®

Extended half life FIX — Alprolix® (T % 57-83 hours, 3 x =SHL)



Non-factor replacement strategies
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Gene therapy
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Seroprevalence for neutralizing antibodies to AAV
vectors is critical for eligibility to gene therapy

Seroprevalence of Investigated population

neutralizing
antibodies
59% General population'
AAV-2 44% Haemophilia B population*
44% US paediatric haemophilia A population®
3.2% General population’
AAV-5 17% UK Adult haemophilia A population?
26% US paediatric haemophilia A population?
AAV-6 3% General population’
19% General population’
AAV-8 23% US paediatric haemophilia A population?
55% Haemophilia B population®
SPK-9001 (Bio-engineered AAV) 41% Haemophilia B population®

AAV-10 NA NA



Gene therapy

2011 the first paper was published following treatment
EMA approval now for Roctavian (Haemophilia A) - Biomarin

EMA is under review for Dezaparvovec (Haemophila B) - CSL



Gene therapy in Australia

Several HTC’s in Australia (Brisbane, Sydney, Melbourne, Adelaide, Perth)
are already involved in clinical trials for gene therapy, and have dosed

patients
AHCDO soon to release a roadmap to Gene Therapy for Australia

Several roadblocks are highlighted, including funding
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