
CASE STUDY

Hemophilia, a rare genetic bleeding disorder, affects approximately 400,000 individuals globally, with Hemophilia A and 

B being the most common forms. The global hemophilia treatment market has seen significant advancements, 
including gene therapies, extended half-life factor therapies, and non-factor replacement therapies. According to 

industry reports, the hemophilia treatment market was valued at approximately USD 12.16 billion in 2024 and is projected 

to grow at a compound annual growth rate (CAGR) of 7.6% through 2032, driven by innovative therapies and increasing 

diagnosis rates. 
 

The client, a biopharmaceutical company specializing in rare diseases, developed a novel therapy targeting improved 

efficacy, reduced treatment burden, and enhanced patient quality of life. To ensure successful market entry, the client 
engaged DBMR to perform a strategic market assessment to evaluate opportunities and challenges in the global 
hemophilia market.

Objectives

Findings & Strategic Insights

Competitive Landscape

Regulatory and Reimbursement Landscape

Pricing & Reimbursement

Patient and Physician Insights

SWOT Analysis

Strategic Recommendations Suggested to Client 

Business Outcomes

Market Opportunity Assessment

Regulatory Pathways:

Reimbursement:

Unmet needs:

The primary objectives of the market assessment were:

Market Opportunity Analysis: Quantify the market size and growth potential for the novel therapy in key 

regions (North America, Europe, Asia-Pacific, and Rest of World). 

 

Competitive Landscape: Identify key competitors, their market share, and product differentiation strategies. 

 

Regulatory and Reimbursement Insights: Assess regulatory pathways and reimbursement landscapes in 

major markets. 

 

Patient and Physician Insights: Understand patient needs, treatment preferences, and physician prescribing 

behaviors. 

 

Strategic Recommendations: Provide actionable strategies for market entry, pricing, and positioning.

Global hemophilia market size (2024): USD 12.16 billion, expected to reach USD 21.84 billion by 2032. 

 

Gene therapy segment to grow at CAGR 7.60%, driven by one-time treatment potential.

Patient Population: Approximately 70% of hemophilia patients are diagnosed with Hemophilia A, while 30% 

have Hemophilia B, influencing therapy targeting strategies.

Key Players: Major competitors included BioMarin (Valrox), Roche (Hemlibra), Novo Nordisk, and Takeda, with 

products ranging from factor replacement therapies to non-factor treatments like bispecific antibodies. 

 

Emerging Therapies: Gene therapies showed promise but faced challenges with high costs (e.g., Valrox 

priced at ~USD 2.5 million per treatment) and long-term efficacy concerns. 

 

Differentiation: The client’s therapy offered a unique combination of extended half-life and reduced 

immunogenicity, potentially lowering treatment frequency and improving patient adherence

FDA/EMA: Accelerated approval pathways were available for rare diseases, but long-term safety data was 

critical. 

 

Japan (PMDA): Required localized clinical trial data, posing a barrier to rapid market entry. 

U.S. Pricing Sensitivity high: Gene therapies over USD 2.5M need long-term outcome guarantees. 

 

EU Payer Pushback in Germany and France observed for single administration claims. 

 

Proposed value-based pricing model with outcomes-based reimbursement in the U.S. and Germany. 

 

DBMR recommended a tiered pricing model:

Patient Needs: Patients prioritized therapies with fewer infusions, lower bleeding rates, and affordability. 

Quality of life improvements, such as reduced joint damage, were critical. 

 

Physician Preferences: Hematologists valued therapies with robust clinical data, ease of administration, and 

compatibility with existing treatment protocols. 

 

Unmet Needs: High treatment costs and access barriers in low-income regions were significant challenges.

Based on the findings, DBMR provided the following recommendations:

DBMR’s strategic market assessment enabled the biopharmaceutical company to:

Strengths: Novel mechanism of action, reduced treatment burden, strong preclinical data. 

Weaknesses: Limited real-world evidence, high development costs. 

Opportunities: Growing demand for innovative therapies, expanding markets in Asia-Pacific. 

Threats: Intense competition from gene therapies, pricing pressures from payers.

Prioritize North America and Europe for initial launch due to favorable market conditions and 

reimbursement policies. 
 

Develop a phased entry plan for Asia-Pacific, starting with Japan and China, leveraging local 
partnerships to navigate regulatory hurdles.

Adopt a value-based pricing model, targeting a price point 10-15% below competing gene therapies to 

enhance payer acceptance. 
 

Explore patient access programs to address affordability in emerging markets.

Position the therapy as a patient-centric solution, emphasizing reduced treatment frequency and 

improved quality of life. 
 

Engage KOLs and patient advocacy groups to build trust and awareness. 

Accelerate phase III trials to generate robust efficacy and safety data, addressing payer and regulatory 

requirements. 
 

Conduct head-to-head studies against leading therapies to demonstrate superior outcomes.

Refine their clinical development roadmap, prioritizing endpoints that align with payer and patient 
needs. 
 

Develop a targeted go-to-market strategy, focusing on high-opportunity regions and competitive 

differentiation. 
 

Secure additional funding by presenting a data-driven business case to investors, highlighting the 

therapy’s market potential. 
 

Establish partnerships with two major patient advocacy groups to support pre-launch awareness 

campaigns.

Form strategic alliances with regional distributors in Asia-Pacific to enhance market penetration. 
 

Collaborate with payers to develop outcomes-based reimbursement models.

1.      Market Entry Strategy:

2.    Pricing and Access:

3.    Marketing and Positioning:

4.    Clinical Development:

5.    Partnerships:

High-income countries: USD 2.1–2.3M 

Middle-income (LATAM, Eastern Europe): USD 900K–1.1M 

Low-income: Through NGO partnership or donation models.

Payers in the US and EU favored therapies with demonstrated cost-effectiveness, particularly those reducing 

hospitalization rates. 

 

Emerging markets had limited reimbursement frameworks, necessitating tiered pricing strategies.

o Inhibitor development in factor replacement therapies. 

o High treatment burden and dosing frequency. 

o Limited access in emerging markets.

The client faced several challenges in their pursuit of adopting refillable packaging:
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Product Mechanism Dosing Price (USD)

Hemlibra Bispecific Ab Weekly/Monthly USD 482,000/year Prophylactic only

DBMR Client  
Candidate

Lentiviral Vector One-time
TBD (expected  

USD 2.2M)
Pending data

Roctavian AAV5-Gene Therapy One-time USD 2.9M Durability questions

Limitations

Conclusion

Connect with us 

CONTACT US 

www.databridgemarketresearch.com

The collaboration with DBMR provided the biopharmaceutical company with a comprehensive understanding of 
the hemophilia treatment market, enabling informed decision-making for their novel therapy. By addressing 

market opportunities, competitive challenges, and patient needs, the client was well-positioned to advance their 
therapy toward successful commercialization.


