
How to translate 
initiatives into realities -
orphan drugs products
Marlene E. Haffner, MD, MPH
CEO, Haffner Associates 
III LATIN AMERICAN CONGRESS OF PHARMACY AND INDUSTRIAL 
BIOCHEMISTRY 
August 5, 2015

1



Rare Diseases - Orphan Drugs
 Rare Diseases affect about 350 million people world wide
 30 Million in the US
 Mainly children

 A rare disease is one that affects a apecific portion of the 
population 
 Population is defined by each nation state
 80% are genetic in nature
 90% are serious/life-threatening

 Only 5% of rare diseases have approved treatments
 The number only continues to grow as new diseases (7,000+) are 

discovered
 Rare diseases do not recognize borders or socioeconomic 

status
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Orphan Drug Landscape
 Orphan Drugs are “IN”
 Estimated worth of the global market - $50 Billion
 Percentage of orphan drugs with annual sales > 1 billion $ -

29% 
 Percentage of orphan drugs with additional rare disease 

indications – 15%
 452 Orphan products under FDA review in U.S. (2013)
 A record 260 orphan drug designations were granted in the 

US in 2013
 Same standards for review and approval as non-orphans 

“except” for FDA flexibility
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Orphan Drug Act - US
 Orphan Drug Act (1983)
 Rare disease = prevalence < 200,000
 7 Year Market Exclusivity
 FDA Filing Fee Wavier
 Tax Credits for clinical trials
 Orphan Product Grants 
 ~494  drugs approved; >3400 designated (FDA, 2014)
 Use of accelerated approval/fast track
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EU Regulation
 Orphan Drug Regulation 141/2000 (1999)
 Rare disease = prevalence < 5 per 10,000
 10 Year Market Exclusivity (6 + 4 years)
 Must be Serious or Life threatening disease
 Tax credits by member state
 Grants via 8th Framework 
 COMP designates – 38 members 
 chair, 1 from each MS, 3 patient organization members, 3 from 

CHMP, 1 each Norway, Lichtenstein, Iceland, 1 from EC
 864 designated;  68 approved orphan drugs (2014)
 approved 15 treatments for rare diseases in 2014 (37% of all 

drugs approved) 
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Global Initiative 
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Challenges in developing orphan 
products
 Defining a rare diseases / Selecting a rare disease
 Diagnosis
 Natural History

 Appropriate Mechanism of the drug for the disease 
 Clinical Trials
 Finding a significant number of patients qualifying for the clinical 

trial
 Prescribing practices
 Pricing
 Cultural Differences
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Benefits outweigh any risk (to 
industry)…
 Companies continue to invest
 Drugs are being approved
 41 New orphan drugs in US in 2014 (previous yearly avg 9-10)

 Repurposing drugs
 Patients are getting treatments
 Post-marketing trials / studies

 Gene Therapy
 Glybera
 None yet in the US but many on the horizon
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Top 10 Selling Orphan Drugs in 2014 by 
Sales in US
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Worldwide Top 20 Selling Orphan 
Drugs in 2020
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Summary
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 The Orphan Drug Act in the US and beyond works to treat 
serious and life threatening diseases
 More than 19 million people in the US have benefitted directly 

from the ODA.  But if the greater family is included – number is 
far greater
 Orphan diseases while, individually rare, in aggregate are a 

significant public health issue
 Many South American countries are exploring orphan drug 

legislation – time to do more than explore,  enact needed 
legislation
 And, from a business perspective, there is money to be made
 Patients need therapies for their diseases
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