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How regulators should try to 
pay for these drugs, in 

relation to the value they 
bring to the health system 

and the society?



1. Different methods than the rest of medicines 

could lead to EQUITY problems

2. The debate is not about the methods but value

added by these medicines

3. Elements of EE more sensible with rare

diseases



NICE’s continued use of 
high thresholds violates 

the principles of 
horizontal and vertical 

equity
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Th debate is not about
methods but values (added

value)















Elements of EE more 
sensible with rare 

diseases



1. Price and types of cost 
(perspective)

2. Health results (AVAC)

3. Time horizon

4. Sensitivity analysis



Price and type of costs

1. Drug price

2. Bottom-up approach and estimation of costs 
for a continuous period

3. Importance of social costs (formal and 
informal care and loss of productivity) (social 
perspective)

4. Importance of the economic burden studies 
to understand the expenses that these 
diseases incur



Health results valuation

1.There is lack of data on the health outcome

of these long-term treatments

2.It is unknown what is the most appropriate

unit of output to measure the health benefit

3.Identification of the population group most

likely to benefit from this treatment (stop 

treatment for non-responders and / or risk-

sharing agreements)



Time horizon

 Studies with long time horizons are 
missing ... (this increases the uncertainty!)



Sensitivity analysis

 Very important due to the magnitude of 
uncertainty in the analysis!
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