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Do you remember what we did four weeks ago?



The question

Imagine nation with 10 000 citizens. 
One of them has a rare-life threatening disease (we know who)
5 of them have early stage of cancer (we do not know who)

If we have 100 000 EURO in the budget for public policy:
Shall we give it to treat 10 000 preventive visits for 10 EURO
Shall we give it to treat 1 patient with rare disease that cotst 100 000 EURO



Social Justice theories

Libertarian/Entitlement: 

• You are entitled to 
what you have (if you 
obtain it justly)

• Individuals have rights 
that the state (or 
other) must not 
violate. 

• Above all individuals 
have a right to 
freedom, the state 
should not interfere.

Utilitarianism: 

• ‘the greatest 
happiness for the 
greatest number’. 

• All people have the 
same wants and 
capacity to enjoy 
benefits

• Use the resources to 
maximise benefit of 
majority

Rawlsianism: 

• Benefits in society 
should be allocated so 
that the benefits of the 
poorest person are 
maximised.

• No one knows where 
they will end up on the 
social ladder (the so-
called ‘veil of 
ignorance’), therefore 
society should aim to 
maximise the benefits 
of the poorest person

Egalitarian: 

• Everyone should have 
an equal opportunity. 

• No person should be 
worse off than others 
except as a 
consequence of free 
and informed choices.



Equality VS. Equity
Equity is the ‘fair’ distribution 
of benefits across the 
population.

Vertical equity: Individuals 
with different health should be 
treated differently in 
proportion to morally relevant 
factors. 

Horizontal equity: 
The equal treatment of 
individuals or groups who 
share similar circumstances.



Any pharmaceutical policy should

Target unmet medical 
needs bz identifying 

vulnerability situations
Optimise specific 
incentive models

Use digital tools as 
measures of 
inclusiveness

Promote affordability 





How can states shape their 

policy to tackle rare 

diseases ?



Can the state intervention be successful? 

Economic 
power of 
Pharma 
Industry in 
perspective



EU policy



1980s-1990s

pharmaceutical industry showed insufficient interest in investing in the development of 
medicines for rare diseases and for children

Policy intervention

• medicines for rare diseases
• medicines for children

Tools

• Centralised European procedures
• Incentives for research
• Exclusive marketing authorisation for 10 years without costs



Results

• both regulations have fostered the development and availability of medicines for patients 
with rare diseases and for children. 

• They have redirected private and public investment towards previously neglected areas
• The number of medicines for rare diseases and for children has increased. 
• Medicines for rare diseases have also become available faster and have reached a higher 

number of patients

Successes

• Regulations have not adequately managed to support development in areas where the 
need for medicines is greatest. 

• Products tend to be developed in certain more profitable therapeutic areas for which the 
number of available treatments is increasing.

Failures





Other non-policy tools



Off-label use

the use of pharmaceutical drugs for 
an unapproved indication or in an 
unapproved age group, dosage, or 
route of administration





Conditions

1. Presence of a medical therapeutic need 
• based on a current examination of the patient by a suitably qualified health care professional

2. Absence of alternatives
• Absence of authorised treatment and licensed alternatives tolerated by the patient or repeated treatment failure 

3. Evidence 
• A documented review and critical appraisal of available scientific evidence favours offlabel use to respond to the 

unmet medical need of the individual patient 

4. Information
• Patients (or their legal representative) must be given sufficient information about the medicines that are prescribed to 

allow them to make an informed decision; 

5. Vigilance
• Presence of established reporting routes for outcomes and adverse events linked to off-label use. 



Hospital exemption

An innovative therapy that has not been approved on 
EU level can be approved by individual member state

• interpreted and implemented inconsistently across the EU
• lack of transparency about how the HE is used
• excessive use of the HE may create a barrier to innovation. 

Not without problems:




