Current Haemophilia Landscape in Australia
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Haemophilia in Australia since 2016

Haemophilia A Haemophilia B

N 2016 2017 2018 2019 2020 2021 2022  2025* 2016 2017 2018 2019 2020 2021 2022 2025*
Severe
(FVIIS1) 692 698 702 721 734 745 777 783 107 109 111 111 112 112 120 121
Moderate
(FVII2-5) 231 235 241 241 244 246 263 285 127128 128 132 132 134 138 137
Mild (FVIII
6-40) 1448 1456 1462 1467 1467 1471 1499 1521 317 318 318 318 318 317 314 324
Total 2371 2389 2405 2429 2445 2462 2539 2589 551 555 557 561 562 563 572 582

Inhibitors Total N - active inhibitors

Haemophilia A 70

Haemophilia B 3

*Australian Bleeding Disorder Registry extract, June 2025



Haemophila A & B by age and severity
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Life expectancy of haemophilia A
by severity and inhibitor status

Kaplan-Meier survival (Haemophilia A)
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Life expectancy of haemophilia B and severity

Kaplan-Meier survival (Haemophilia B)
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The poorer life expectancy of the severe HB is likely contributed by patients with inhibitors (HBwINH)



Funded haemophilia therapies in Australia

Factor concentrates
- SHL (1990s)
Biostate (plasma derived)
Xyntha
Benefix
—EHL
Adynovate/Eloctate (2018)
Alprolix (2018)
Idelvion (Jul 2025)
Bypass agents (1999)
rFVlla
FEIBA
Emicizumab (Nov 2020)
HA w Inhibitor

Moderate-severe HA, Non-Inhibitor

Plasma and Recombinant Product Procurement | National Blood Authority SHL —standard half-life
EHL — extended half-life



https://www.blood.gov.au/plasma-and-recombinant-product-procurement

New treatments on the horizon in Australia

rFVIIIFc-vWF-XTEN FVIII No application date Next Gen EHL

(Efanesoctocog alfa) Higher trough levels

Mim-8 FVIII-mimetics No application date Potency/?high FVIII
equivalence

Concizumab* Anti-TFPI HA/HB with and without Inhibitors ~ Subcutaneous dosing for
haemophilia A or B +/-

Marstacimab* Anti-TFPI Severe HA/HB without Inhibitors inhibitors

Fitusiran siRNA (Antithrombin)  Application 2027

AAV-mediated FIX transfer Gene therapy HB, FIX<2% Potential “once off

Hemgenix* (etranacogene therapy”
dezaparvovec)

*Medical Services Advisory Committee (MSAC) evaluation for funding recommendation (Jul, Aug 2025)
- Concizumab, HBWINH (+ without INH)
- Marstacimab, HB without INH



Haemophilia clinical trials recruiting in Australia

Investigational product General eligibility Clinicaltrials.gov | Activein
Australia

Etranacogene dezaparvovec (AAV-5 mediated Adult with Severe or Moderately 3b NCT06003387 Yes

FIX gene transfer) Severe Hemophilia B with Detectable Pretreatment

AAVS5 Neutralizing Antibodies

REGV131-LNP1265 (investigational clustered FIX <£2%; 1/2 2026
regularly interspaced short palindromic PTP 150 ED NCT06379789
repeats (CRISPR)/CRISPR-associated protein 9 No Inhibitors

(Cas9)-based gene insertion therapy. No pre-existing rAAV8 capsid TAb
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