
• When asked to rank the top 5 

data attributes amongst a list of 

10, the 5 most important were 

comparability of populations in 

RW to clinical trial, 

completeness of RW data, 

sample size, generalizability of 

ECA data, and comparability of 

outcomes in RW to clinical trial 

(Figure 1). 

• Results varied by region and 

individual payer.
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• New precision oncology therapies offer patients with specific, 

actionable genetic biomarkers or mutations targeted therapies 

that may improve survival outcomes. 

• Clinical assessments and health technology assessments (HTA) 

of precision therapies may prove challenging due to limited 

sample size and expedited trials often leading to single-arm or 

open-label trials. 

• Real-world evidence (RWE) have been presented as a potential 

approach to supplement evidence packages for regulatory and 

HTA assessments; however, European HTA bodies have not 

been aligned on the utility and acceptance of RWE in 

reimbursement decisions.

• A web-based survey administered via the Rapid Payer 

Response (RPR ) platform by Genesis Research Group was 

administered to 25 payers with HTA and reimbursement 

decision making responsibilities for precision oncology therapies 

across Europe. 

• Payer profiles included ex-NICE (UK), ex-CEPS and ex-TC 

(France), ex-G-BA and SHI (Germany); ex-national and 

regional payers (Italy and Spain). 

• Respondents were asked on their perceptions of RWE 

specifically in the reimbursement of precision oncology 

therapies

• Comparability, completeness and generalizability of data 

are key factors when assessing a RW data source of use 

with HTAs.

• Preference for regional data may pose a substantial hurdle 

to industry when suggesting RWE approaches; although 

payers recognize the limitations of regional data and 

prioritize fit-for-purpose data. 

• Industry should continue to work with HTA bodies to 

understand the optimal design and execution of RWE 

projects for maximized likelihood of HTA acceptance.

Table 1. Perceptions of Impact of RWE in ECAs for Novel Therapy Pricing and Reimbursement
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• Results represent the opinions of a select group (N=5) of payers 

and reimbursement decision makers from each country. Larger 

sample of respondents may use different results. 

• The context of the survey was specific to precision medicine in 

oncology; use and acceptance of RWE in other therapeutic areas 

may differ than what is reported here.

• Explore use of external control arms (ECAs) derived from 

RWE in initial assessments of precision oncology therapies 

• Explore the role of RWE in HTA/payer reassessment of 

oncology drugs in the post-launch period 

• Assess HTA/payer perception on valuable real world (RW) 

data qualities and RWE study designs and methodologies 

• Assess importance of having local RWE vs acceptance of 

data from another country
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Figure 1. Data source qualities most impactful for RWE comparator arms

Payer Market Perception of Impact of RWE in Pricing and Reimbursement Exceptions (Cases of…)
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• high unmet need in the population 

Can support case for reimbursement but likely no impact on pricing
• rare disease / small patient populations
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• SoC is different in the UK than trial

Confirming the effectiveness (seen in Phase III trial) of the treatment being 

reassessed

As part of a reevaluation following conditional reimbursement

Confirming the safety data (seen in Phase III trial) of the treatment being reassessed

To assess treatment duration in the real world

As part of an outcome-based agreement

1

2

3

4

5

To allow comparison against a wider number of comparator treatments

To assess treatment adherence in the real world

To inform clinical value against emerging SoC

6

7

8

Figure 2. Payer ranking use of RWE in reassessments• For reassessments, RWE is most used to 

confirm the effectiveness and safety of the 

treatment under assessment (Figure 2).

• On occasion, RWD can be used to 

confirm assumptions around treatment 

duration used in cost-effectiveness or 

budget impact models.

• While RWE could be leveraged during 

implementation of any outcome-based 

agreements, low appetite for such 

contract structures reduces this use 

case.
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Figure 3. Impact of RWE in reassessments
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Figure 4. Payer Acceptance of Local vs 

Non-Local Data 
• Most payers across scope markets prefer local-level data (Figure 4).

• Still a majority recognize limitations in availability of local data at 

product launch, accepting RWE from other European markets with 

similar demographics and comparable healthcare systems

• At reassessment, preference for local data increases, especially in 

situations where a mandatory data collection requirement was 

agreed at launch (e.g., registry requirement, CDF coverage)

• Respondents emphasized that in situations where local data of 

sufficient quality are not available, data from similar healthcare 

systems or populations can be leveraged.

• Despite the general preference for local data, when asked to trade off 

data origin vs appropriateness, most stakeholders prioritize fit for 

purpose data over country of origin.

• A minority of respondents maintained their preference for local data:

• The National Health Services (NHS) can leverage assumptions to 

fill data gaps with higher confidence if data is gathered from local 

patients – (1×UK)

• Data from another country can supplement local data, but 

inclusion of local data is a must (1×FR) 

Results

• The use of RWE in ECAs to support regulatory submission, 

pricing, and reimbursement varied by country surveyed (Table 1).

• UK and Italy showed a more favorable perception of the 

potential impact of RWE in pricing and reimbursement and 

had high levels of consensus amongst the payers surveyed. 

• The opinions of German payers varied; however, the overall 

perception was that RWE was either not considered at all or 

provided context without significant impact.

• Common exceptions to the payer perceptions included cases 

where no head-to-head comparator is feasible, rare diseases with 

small patient populations, and cases with high unmet need.

• Responses suggest that while RWE can 

occasionally result in a changed HTA 

assessment outcome at reevaluation, mainly 

in France and the UK, it rarely has an impact 

on the reimbursement or pricing of a product 

(Figure 3).

Local data is preferred but RW data from 

another country would be considered

Local RW data is 

required/strongly preferred
No preference
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Abbreviations: FR, France; DE, Germany; IT, Italy; ES, Spain; UK, United Kingdom

Abbreviations: HTA, Health Technology Assessment 

Abbreviations: RWE, real-world evidence; SoC, Standard of care
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