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My presentation

• Evidence vs politics in decision making

• What impacts HTA?

• HTA-regulatory interactions

• Possible solutions for early access





Components of a Medical Decision

Assessment	component Appraisal	component
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Bridging the “Value Gap”

Short-term Data
Surrogate endpoints
Limited Comparators
Low Response Rate

Broad population
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Strong evidence package needed



Different countries, different outcomes
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HTA	outcomes	-
Cancer

HTA	outcomes:	all	vs.	cancer	vs.	non-cancer	drugs
98	drugs	with	HTAs	available	for	≥4	jurisdictions*,	EMA	approval	years	2007	– 2013,	6	jurisdictions	
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HTA	outcomes	
– non-Cancer

England/Wales:
Seems	more	restrictive	
in	evaluating	cancer	
than	anti-cancer	drugs.	
This	is	due	to	the	fact	
that	many	cancer	drugs	
are	available	through	
the		Cancer	Drug	Fund.

Sources:	EMA,	NICE,	HAS,	IQWiG,	ZIN,	AOTMiT,	SMC,	author’s	analysis

*	https://www.england.nhs.uk/ourwork/cancer/cdf/

Scotland:
SMC’s	approach	is	
restrictive	as	79%	of	
cancer	drugs	have	
received	negative	
recommendations.	
Some	cancer	drugs	may	
be	made	available	to	
patients	through	
„Individual	Patient	
Treatment	Requests”.	

Germany	and	France:
More	generous	in	
recommending	cancer	
than	non-cancer	
therapies.



Regulatory-HTA

• No difference between
standard marketing 
approval and
conditional marketing 
approval.

• Is there any overlap?
• How is evidence

considered?





Where is time spent?



Where is time spent? Agency specific?



Solution? Standardisation?

• EuNetHTA
– European wide assessment
– Interaction with EMA

• Good predictive modelling

• Appropriate use of real world data
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CHMP	opinion

Positive	decision	of	EC

EPAR

Co-production	of	1st	version	of	REA

2nd	version	of	REA
Including	editorial	review

Expression	of	interest	from	pMAH

Preparation	of	draft	submission	file	
from	pMAH

Development	draft	project	plan

Scoping	meeting	with	pMAH

Finalization	of	project	plan

Receive	final	submission	file

Consultation
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Review	project	plan	by	clinical	experts

involvement	of	patients	

Identification	of	clinical	experts	and	
patients

MAH	provides	evidence	file

Review	by	external	experts	and	fact	
check	by	MAH



Thank you!


