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“The aim of medicine is to prevent 
disease and prolong life, the ideal of 
medicine is to eliminate the need of 
a physician.”

William J. Mayo, MD
Co-Founder Mayo Clinic

1861-1939
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In 2017, EU5 and 
United States 
hemophilia drug 
sales exceeded 
US$6 billion. 

The market value 
is forecast to 
reach $10 billion 
by 2027.
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Availability, Affordability and Access

• In the past, choice of drugs in developed countries was driven by 
the views of patients and clinicians on the relative value of the 
available drugs
- Cost, “value for money” and affordability were not often considered, and 

the “health system” paid for what was used

• Today, health care systems, insurers and governments increasingly 
consider “value for money” and affordability. 
- Driven by concerns that health care opportunities, demands and costs 

are increasing faster than the funds available  
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Annual cost per patient 
with severe hemophilia

• USA € 400,000
• Germany € 319,0241

• Italy € 220,3441

• France € 196,1171

• Spain € 173,7711

• UK € 129,3651

• Ireland € 100,0002

• Australia € 57,0002

• Canada € 54,0002

O’Mahony WFH Gene Therapy Roundtable 2019; 1O’Hara et al. Orphanet Journal of Rare Diseases (2017) 12:106; 2Current Data

“Payers, manufacturers, and policy 
makers need to recognize the 
seriousness of financial toxicity in the 
hemophilia treatment landscape and 
seek new approaches to address it.”

ICER report reviewing clinical effectiveness and 
value of emicizumab for patients with hemophilia A 

and inhibitors to factor VIII – April 2018
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Defining Value – Relevant Outcomes

• Achieving access to high-value (and potentially high-cost) care 
requires we improve our capacity to collect and interpret patient 
relevant outcomes.  

• In assessing the value of treatments for hemophilia, payers should 
be aware of important benefits and contextual considerations that 
are not typically captured in cost-effectiveness analyses.

• There is an urgent need to supplement traditional economic and 
clinical information decision-makers currently use.

Porter ME, et al. N Engl J Med 2016; ICER report reviewing clinical effectiveness and value of emicizumab for patients with hemophilia A and inhibitors to factor VIII – April 2018
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Patients have a 
unique perspective 
and will consider 

issues differently than 
regulators, 

manufacturers, 
scientists, clinicians 

and payers.

1FDA Patient Focused Drug Development Initiative

Value – A Matter of Perspective
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Symptoms / Impacts that Matter Most to Patients

• Joint damage and/or Pain
- 2/3 rated as the most significant

• Anxiety/Depression/Stress
- 2nd most important impact

• Disease symptoms exacerbated 
by aging

• Other impacts on daily life
- Career choices
- Residence
- Sports
- School
- Family Life
- Social Life

FDA Patient-Focused Drug Development Initiative Voice of the Patient Series Report on Hemophilia A/B, VWD, and Other Heritable Bleeding Disorders. May 2016

It is clear that although there have 
been great advances …, more 
needs to be done not only to 
develop new therapies …, but to 
address broader economic, social, 
and educational barriers that still 
remain.

FDA Voice of the Patient
Report Conclusion 

May 2016
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Every man dies, 
not every man really lives.

Attributed to William Wallace
Braveheart

Scottish revolutionary 
1270-1305

https://commons.wikimedia org/wiki/File:Wallace_Monument_20080505_Stained_glass_William_Wallace.jpg 
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Enhancing Regulatory Oversight or Challenging Clinical rials  Observations rom FDA Robert ‘Skip  Nelson  MD PhD  Deputy Director and Senior Pediatric 
Ethicist O ice o  Pediatric herapeutics  O ice o  the Commissioner Food and Drug Administration  Silver Spring MD   May 5 2014 




