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Summary 

We, the IFMSA, believe that healthcare is a human right and access to essential medicines, 

including orphan drugs, should be a reality for all. We believe that the current legislation 

surrounding orphan drug sales is allowing inequities in health both between and within countries. 

Prices are derived to ensure profits for pharmaceutical companies; meaning that treatment is 

affordable for only a few.  

We believe that, whilst this problem has been recognised by national and international bodies, 

insufficient action has been taken to protect patients. The inequities caused by this legislation are 

only set to grow as the number of patents granted on orphan drugs increases year on year. 

We call for a review of current orphan drug legislation by national, regional and global 

organisations, such as the European Union (and the European Medicines Agency) and the Food 

and Drug Administration, with a view to reform current practice to make orphan drugs both 

attainable for patients and profitable for pharmaceutical companies. 

 

Background 

‘Orphan’ drugs, or drugs to treat rare diseases are subject to separate licensing laws to other 

pharmaceutical products to incentivize production (1983 Orphan Drugs Act1, EU Regulation 

number 141/20002). Orphan diseases are given the definition of those with a prevalence of <5 in 

10,000 in the population under EU law or fewer than 200,000 people in America under US law. 

Incentives for orphan drug production include enhanced profit protection like tax breaks and market 

exclusivity which allow pharmaceutical companies to make large profits on the sale of these small 

market products.  

We, the IFMSA, believe that health care cannot be treated ‘like any other product’, a grounding 

principle of universal health coverage, as healthcare has the unique characteristics of externality, 

uncertainty, inelastic demand and asymmetric information3. Access to healthcare is a human right 

as embedded in concepts such as universal health coverage and in global health equity, quoted in 

the IFMSA’s vision of medical students uniting for global health. 

It is important to recognize that the costs involved with purchasing orphan drugs mean that many 

patients are being denied lifesaving treatments worldwide. An example of this can be found in a 

monoclonal antibody which is licensed in the UK and USA for the treatment of 2 orphan diseases, 

paroxysmal nocturnal haemoglobinuria and atypical haemolytic uraemic syndrome. This drug is the 



 
 
 

 
 

only treatment option available to give these patients the possibility of kidney transplantation and 

the chance of a normal life expectancy, but it costs £521,000 4 ($873,664) per quality adjusted life 

year (QALY), a figure that is not sustainable in public healthcare settings. The company that 

produce this drug, have refused to publish their production costs, preferring to state profit margins 

of 22%5. Current legislation means that this company do not have to publish the exact costs of 

production, but this means that advisory bodies, such as the National Institute for Health and Care 

Excellence (NICE) in the UK, do not have transparent information when making decisions about 

cost effectiveness. When the drug came to the market, expert analysts quoted an expected 

introductory price of between $100,000 and $200,0004 for a year’s supply of the drug. The initial 

asking price of this drug in the UK was $570,0005 per year and, globally, it   brought in $1.55 billion6 

in 2013 alone, significantly more than even speculative estimates by industry of the costs of drug 

research and development.  

There are many other orphan drugs that pharmaceutical companies are profiting from. The US 

Food and Drug Administration (FDA) awarded 2608 orphan drug designations to developers in 

2013, compared to 1908 from the previous year – indicating that orphan drug designation is 

increasing at an alarming rate. 60004 different diseases affect less than 1% of the population of the 

USA. If an orphan drug was created to treat each of these conditions at a cost of $300,000 per 

year, the cost of managing these conditions would be $1 trillion, the size of the global 

pharmaceutical market. Many state funded healthcare systems have finite budgets and cannot 

afford to keep increasing pharmaceutical expenditure to meet the demands of small patient groups 

who require expensive medications at the detriment of spending on other patients. 

The increased understanding of gene mutations and disease-causing proteins has resulted in the 

identification of sub-groups within traditionally common illnesses, like a new drug which treats just 

4%8of the 30,000 patients with cystic fibrosis in the US and therefore meets the requirement for 

FDA orphan designation. This research is expanding the range of illnesses that could be treated 

with orphan drugs, thereby increasing demand for production of orphan drugs. If the future of the 

drugs industry is mainly in orphan drugs for small populations, it is not sustainable to provide such 

large incentives for every orphan drug. If this is the case, governments funding research into finding 

ways to produce orphan drugs more cheaply may prove an effective intervention.  

 

Policy 

The IFMSA calls for 

● Universal access to orphan drugs for patients with orphan diseases 

● Equal health rights for all human beings, regardless of their financial status in line with our 

other policies regarding health coverage 

● A transparent pharmaceutical industry which is accountable to patients and health 

professionals in line with other policy such as Pharmaceutical Promotion Awareness 

adopted at MM2014 

 

In order to attain these three main points we, the IFMSA, agree to: 

● Advocate to make orphan drugs a discussion point on agendas of local regional, national 

and international meetings of pharmaceutical commissioning and advisory boards such as 



 
 
 

 
 

the World Health Organisation, European Medicines Agency and Food and Drug 

Administration 

● Educate our members, other students and their wider communities about the issue of 

orphan drugs within their health system and the impact this has on health and health equity 

as well as action they can take on this issue. 

 

We, the IFMSA, call on our universities and national governments to: 

● Encourage public research programmes into reducing the cost of production of different 

therapies including orphan drugs 

● Advocate for a change in regional and international orphan drugs legislation to make 

pharmaceutical companies publish their production costs in line with the practice held for 

other drugs 

● Consider alternative programmes for research, development and production of orphan 

drugs, such as prize fund innovation or patent pools. 
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