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What is the issue?



Continuously declining R&D efficiency
R&D investments increasingly challenged
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Kaitin, Clin Pharmacol & Ther 2010



Improving R&D efficiency
Strong voices in support of public/private partnerships
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“The time is now right for an exhaustive examination of the 

requirements of drug regulatory authorities. There needs to 

be a rigorous examination of the ‘rituals’ associated with 

drug development. Every step in the drug development 

pathway should be tested against two separate criteria: is 

there a clear evidence-base to support the continuing 

inclusion of the measure in the requirements of 

regulatory authorities?; and does each regulatory 

requirement offer value for money?”
Rawlins, Drug Disc 2004



Initiatives, new tools and technologies

But how fast can they deliver?



R&D efficiency and effectiveness

The two dimensions of R&D success

Adopted from Paul et al., Drug Disc 2010

requires effective payer support

(successful pricing,

reimbursement, and funding
negotiations)
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Regulators have started to position themselves

EMA and the “dynamic” aspect of its role

Hans-Georg Eichler, Edinburgh 2009



HTA and the diffusion of its gatekeeping role
Not without impact on R&D effectiveness
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Regulatory authorities and HTA agencies

IQWiG and EMA - a“very different” remit?
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IQWiG’s understanding of its responsibility
Peter Sawicki, Brussels, 17 April 2007
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“Real-world“
Effectiveness

Pricing, reimbursement, 
and funding status

Potential for

• Conflicting evidentiary 
and analytical standards

• Duplication of effort

• Delayed patient access

Regulatory-payer interface along the product lifecycle

Challenges of today



What can be done?
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What are we aiming for?

“Reasonable” clinical evidentiary and analytical standards

• Validity

• Relevance

• Transparency

• Predictability

• Feasibility

…but that’s easier sad than done
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Regulators and payers have started to collaborate

Isolated pilots or phase I of constructive engagement?
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Comprehensive stakeholder involvement

The European pilots

“…committed to addressing the 
complementary goals of improving 
patient health outcomes and enhancing 
the climate for innovation while 
acknowledging pressures to control 
healthcare costs”
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Representation of all relevant
stakeholders

• Academia

• Patient Associations

• National Research Programs

• Payers (US CMS and private,
NICE, PBAC, CADTH)

• Regulators

• Manufacturers

Comprehensive stakeholder involvement

“Balancing validity, relevance, and feasibility”
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“Reasonable” evidentiary and analytical standards

What does it need?

1. Sustainable platform(s) to promote inclusive involvement of stakeholders 
(manufacturers, patients/providers/regulators and payers) and (other) experts

2. Shared interest of all stakeholders to establish “reasonable” standards i.e. to 
balance relevance, validity, and feasibility

3. Transparency about the value of demanding additional evidence, the 
associated burden in terms of patient access delays as well as the longer 
term “dynamic” implications for the innovation process

4. Recognition of the global scope of technology development

…plus a much stronger sense of urgency



Good intentions exist - but action is needed
Subject layers of interest
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Product-
specific 

Scientific 
Advice

Indication-
specific Guidance

Methological Foundation
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We Innovate Healthcare


