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Prophylaxis is the Standard of Care for People with Haemophilia

20141:

The regular 
Intravenous infusion of 
Missing Clotting 
Factor … in 
people…..with the intent 
to prevent bleeding
……. 

20202 : 

The regular Administration
of a Haemostatic Agent(s) 
with the goal of preventing 
bleeding … allowing them 
to lead Active Lives and 
achieve Quality of Life 
Comparable to Non-
Haemophiliac individuals

1: Blanchette VS , Key NS , Ljung LR , et al. Definitions in hemophilia: communication from the SSC of the ISTH . J Thromb Haemost. 2014 ; 12 ( 11 ): 1935 - 1939 . 2.
Srivastava, A, Santagostino, E, Dougall, A, et al. WFH Guidelines for the Management of Hemophilia, 3rd edition. Haemophilia. 2020: 26(Suppl 6): 1- 15

6 years



Evolution of Haemophilia Therapies
1950s-1960s
Blood, Plasma
Cryoprecipitate

1960s-1970s
Plasma-derived 
clotting factor 
concentrates
• On-demand 

therapy
• Wide spread viral 

contamination :      
Hepatitis, HIV

1980s-1990s

Recombinant
clotting factor 
concentrates
• Improved 

pathogen safety
• Home prophylaxis
• Haemophilia 

Treatment 
Centres

BURDEN of 
treatment with 
factor 
concentrates

2000s-2010s

Extended half-life 
(EHL) 
clotting factor 
concentrates
• Fewer injections
• Improved 

QOL/adherence to 
prophylaxis

2010s and beyond
Novel Therapies
“Steady State”
• Non-factor 

replacement 
(NFT)
- Antibodies
- Re-
balancing    
:siRNA

• Gene therapy

BEYOND factor 
concentrates



Technologies for half-life extension  : current
PEGylation

PEG: polyethylene glycol
Aims of attaching PEG molecules to drugs:
• Improved drug solubility
• Extended circulating half life

Haemophilia A: Adynovate

1. Veronese and Pasut (2005) Drug Discovery Today, Vol 10, 21: 1451-1458. 2. Roopenian DC, Akilesh S. FcRn: the neonatal Fc receptor comes of age. 
2007;7(9):715–725. 3. Chhabra ES, et al. Blood. 2020;135(17):1484-1496. 4. Konkle BA, et al. N Engl J Med. 2020;383(11):1018-1027. 

Other drugs that use PEG to extend half-life :  L-asparaginase, GCSF

Last Longer in 
The Body = 
Fewer 
Injections



Technologies for half-life extension :current 

1. Veronese and Pasut (2005) Drug Discovery Today, Vol 10, 21: 1451-1458. 2. Roopenian DC, Akilesh S. FcRn: the neonatal Fc receptor comes of age. 
2007;7(9):715–725. 3. Chhabra ES, et al. Blood. 2020;135(17):1484-1496. 4. Konkle BA, et al. N Engl J Med. 2020;383(11):1018-1027. 

Other drugs that use IgG1-Fc receptor :  Romiplostim

Last Longer in 
The Body = 
Fewer 
Injections



Even Newer Technologies for half-life extension  (Trial)



Non-Factor Replacement Therapies : Current
Monoclonal Antibodies

Hemlibra

• Restores the function of missing  FVIII
• Haemophilia A patient WITH and Without 

inhibitors
• Steady state level

• Subcutaneous 

Kitazawa T et al. 2012. Nature Medicine. 18(10): 1570-4. 



Non-Factor Replacement Therapies Re-Balancing Therapies
(Trial) 



Non-Factor Replacement Therapies Re-Balancing Therapies
(Trial)



Non-Factor Replacement Therapies Re-Balancing Therapies
(Trial)

Given 
Subcutaneously



New Comprehensive Care

Patients and their 
families

Nurses 

Physiotherapists

Social Workers

Laboratory 
Scientists

Psychologists

Musculoskeletal Experts
• Rheumatologist
• Orthopaedic surgeons

Government 
Funders

Doctors

Hospitals

General 
Practitioners

Liver
Specialists

HIV Specialists

Research

Patient Support Organisation
and Advocacy Groups

Dentists

Chronic Pain 
Specialist

Outreach to 
Rural areas

Haemophilia Foundation

GeriatriciansTelehealth

Psychologist
Cardiologist


