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Disclaimer

• The views and opinions expressed in the following 
PowerPoint slides are those of the individual presenter and 
should not be attributed to Drug Information Association, Inc. 
(“DIA”), its directors, officers, employees, volunteers, 
members, chapters, councils, Special Interest Area 
Communities or affiliates, or any organization with which the 
presenter is employed or affiliated. 

• These PowerPoint slides are the intellectual property of the 
individual presenter and are protected under the copyright 
laws of the United States of America and other countries.  
Used by permission.  All rights reserved. Drug Information 
Association, DIA and DIA logo are registered trademarks or 
trademarks of Drug Information Association Inc.  All other 
trademarks are the property of their respective owners.
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Past, present and future

Past assumptions

• Adequate financial 
resources in health 
care

• All patients with a 
given disease are 
similar and need 
similar treatment

Current reality and 
trends

• Limited financial 
resources and 
increasing expectations

• Identification of 
molecular targets and 
progress toward 
personalised therapy



Decline in productivity
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One size fits all: 

the blockbuster model

High risks
• Efficacy in only 40 to 60% of the general population

• Safety profile not completely known

• Prescribing on a trial-and-error basis

High costs
• Large clinical trials

• Longer development time
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Personalised medicine

• Stratification of patients according to their 
response to a particular medication in 
terms of:

• Good response to the therapy (efficacy)

• Risk of ADRs (safety)

• Stratification of diseases into specific 
subtypes
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Possible advantages of 

personalised medicines

• Improving patient safety

• Increasing effectiveness

• Increasing economic efficiency

• Enhancing patient access

• Improving health outcome

Source: US DHHS. Realizing the Promise of Pharmacogenomics: Opportunities and Challenges. June 2007
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Biomarker

Effects of therapeutic interventions on 

biomarkers and clinical endpoints

Therapeutic
intervention

Clinical
endpoint

affects substitute for

beneficial or harmful effects
not measured by a biomarker

source: Biomarkers Definition Working Group. Clin Pharmacol Ther 2001
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The regulatory challenge

Taking 

•difficult decisions
in the absence of 

• ideal information
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How to cope with uncertainty
when deciding on pricing and 

reimbursement

Can ex-post evaluation be an

alternative to missing knowledge ?
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Risk-sharing agreements

Ex-post evaluation and compensation:
• If the medicine is effective it is paid by

the NHS

• If it is ineffective the company 
reimburses the cost
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Risk-sharing procedure

NHS conditional payment

(n cycles of treatment for new patients)

€

RESPONDERSNON- RESPONDERS

Ex-post compensation.  
Previous treatment paid by 
Marketing Author. Holder

Treatment is continued

Ex-post
evaluation

Treatment is stopped

Treatment is 
reimbursed by NHS



RESULTS

• Avoiding exclusion from
reimbursement of medicines which
could be of some help to some 
patients

• Facilitating quicker access after the 
medicine has been authorised

• Collecting data on real use
• Avoiding unnecessary expenses to

the NHS (sustainability)
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Is ex-post evaluation also able
to maintain sustainability?

Ex post evaluation tools might help to
optimise allocation of expenditure, but
might not be able to bring down the 
price of new medicines to the level of 
sustainability.
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Pharmacogenomics might

streamline clinical trials

Traditional

clinical trials

Pharmacogenomics-based trials

Broad patient population
Responders only

10-12 years 3-5 years

source: Personalized Medicine: The Emerging Pharmacogenomics Revolution. PriceWaterhouseCoopers 2005



Will streamlined clinical trials

reduce price as well as cost?

It is likely, provided that:

• Segmentation of patient population does
not translate itself into a cost factor

• Cost of technology does not exceed
acquired cost savings

• Smaller target populations do not create 
opportunities for creation of monopolies
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Perspective

• Collaboration between regulators, third-party

payers and scientists to define design of clinical

trials based on:

– latest knowledge science and technology

– Integrated development of biomarkers and new 
medicines

– New regulatory rules and guidelines


