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Disclaimer

The views expressed are those of the presenter and should 
not be understood or quoted as being made on behalf of the 
Norwegian Medicines Agency (NoMA) or of the European 
Medicines Agency (EMA) or its scientific committees or 
reflecting the position of the EMA.



Why is what is good enough for approval not 
good enough for reimbursement?



Healthcare Technology Assessment (HTA) 

• is the systematic evaluation of the properties, effects, and/or 
impacts of health technology. 

Purpose- to address the direct, indirect, intended, and unintended 
benefits and consequences of the adoption of healthcare technology .

-Hailey, Babidge, Cameron, & Davignon 2010 



We use both kinds of data already…
• RCT

Efficacy 

Does it work in experimental 
setting

Population selected

Placebo or a selected comparator

• RWE

Effectiveness 

How does it work in medical 
practice

Patients as they come

Many alternative treatments



How to do things differently…..

Cost-
effectiveness

Added
clinical
Benefit

Budget 
optimisation



…and highly complicated



…and highly complicated



• All models are wrong; some models are useful
George E. P. Box; Norman R. Draper (1987)

• Health economic models predict the future based on 
available data from different sources

Regulatory HTA

Models to ‘predict’ the future



The process might be linear



The thinking shouldn’t

Figure 1: Description of an Estimand.
Source: Estimands and Sensitivity Analyses: What’s in the new ICH E9 Addendum?
Chrissie Fletcher, 1 Day PSI Meeting on Estimands, 27th Sept 2017
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HTA: the basics

• The aim is to maximize the health of the total population 
within the given budget

• HTAs want value for money!

Choice 
A

B

Costs

Costs

Outcomes
(benefits/consequences)

Outcomes
(benefits/consequences)

Economic evaluation
‘the comparative analysis of alternative 
courses of action in terms of both their 
costs and consequences’
(Drummond  McGuire, 2001) 

ICER =
Incremental costs (A-B)
Incremental benefit (A-B)
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The Estimand is taking a different approach

• It focuses the discussion on the ‘true value’ of a new drug

• It requires a multidisciplinary discussion and that includes 
the guys from the sales department!

• We no longer focus on one analysis but rather a set of 
analyses, some of which might be far more relevant to 
different stakeholders

• Could we see different study designs and development 
programs on a better understanding?

• We finally don’t want to simplify but make it more complex



The future might finally require more 
complex analyses than just linear 
regression!
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