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Abstract

Real world evidence (RWE) has been touted as a remedy for 
current market access issues, facilitating quicker approvals and 
increased odds of reimbursement at a good price. It is therefore 
an attractive avenue for pursuit for manufacturers today. This 
paper, the third in a series looking at the use of RWE in Europe, 
outlines the discussions held between key opinion leaders 
in pricing and reimbursement across a number of European 
countries at a roundtable-style meeting. The aim of the meeting 
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Background

The use of real world evidence (RWE), which is derived from analysis or synthesis 
of real world data (RWD) obtained from sources such as patient registries, 
electronic medical records and claims databases, is increasingly recognised as a 
valuable source of information for market access and reimbursement (Makady 
et al., 2017). Whilst there are discrepancies between HTA bodies and their 
willingness to use RWE in any decision-making the EUnetHTA Joint Action 3 
project focuses on evidence generation in Work Package 5 (Lifecycle approach 
to improve evidence generation). This work package aims to generate the right 
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there is no RWE available for incorporation into decision-making. Despite this, 
participants were able to identify a number of situations related to commissioning 
and medicine access where they thought there were opportunities for RWE.

RWE could be used as a tool to increase understanding of the use of drugs in 
practice, by collecting data on drug usage, which may guide treatment decisions 
and enhance access in certain patient groups. So called ‘big data’ could be used 
to identify the impact on society of a condition such as Alzheimer’s or dementia 
in terms of indirect costs and direct quality of life (QoL) impact for both patients 
and their caregivers. RWE can also be used to identify broader social benefits and 
ascertain the impact that care can provide.

In order to increase the effectiveness of RWE a number of issues need to be 
addressed. Firstly, pursuing partner engagement with European reference 
networks (ERNs)1 such as EuroCan, EuroBlood and Paediatric Network, could 
improve the collection and resulting use of RWD. Similarly, increasing the direct 
dialogue with payers, in terms of helping them recognise the evidence base and 
identifying the specific requirements needed to substantiate value could prove 
useful. It will be vital to ensure that, if Phase II data is used to gain marketing 
authorisation, any studies are designed to ensure that data collection continues 
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domain. Furthermore, identifying and building relevant networks and alliances 
as well as accelerating the development and completion of model initiatives 
with targeted financial support, developing ‘ecosystems’ and alliances for the 
development of tools for the effective use of big data and artificial intelligence 
(AI), and shaping relevant EUnetHTA streams for ongoing data collection will 
maximise the effectiveness of RWE. Defining the Phase IV (observational research 
study programme), sponsoring an integrated evidence approach for rare disease 
and working towards filling registry gaps, for example in metastatic cancer, were 
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Section 3: Action Planning
Following the development of the three-year implementation road map 
participants were asked to vote on what they thought were the top two areas 
for initial focus. Participants had two votes each. Their first vote was worth two 
counts whilst their second was worth one count. Initiatives with the most votes 
(Figure 2) were then pursued in the action planning stage.

Figure 2: 24 refined RWE initiatives highlighting those achieving most votes 
for action planning pursuit

Four different initiatives received five or more votes (with remaining initiatives 
receiving zero, one, two or three votes). These top four initiatives were then 
discussed in further detail in order to ascertain the key stakeholders involved, 
the key milestones required and a specific action plan.

Actively engage in early dialogue with payers on RWE needs

The initial priority action point is to actively engage in an early dialogue with 
payers on RWE needs, with the aim being to develop better evidence packages 
to upskill payers. Within this action point are five additional actions. The first 
is to review the experience of the use of RWD/RWE in nations considered early 
decision makers such as the United Kingdom and France via both internal and 
external review. Following this review is the development of separate or joint 
processes (as applicable) with the EMA or EUnetHTA. The next step is to expand 
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confidentiality, conditions for data release and finally ethics requirements – will 
be required to ensure that any RWE is used in the correct manner. Key milestones 
include producing a consensus on what to expect, defining clear outcomes and 
pathways (for example, for biosimilars), signing off on required methodology and 
completing an end-to-end example process using RWE for a specific product.

Developing a definition of PRO

Developing a universal definition of patient reported and relevant outcomes 
may lay the foundations for empowering patients to engage more actively in the 
use of RWE, enabling them to increase their understanding of its importance, 
making them more likely to support the use of their data. Initial actions include 
researching the existing definitions, approaches and best practices with the help 
of key opinion leaders, academia, patients and their advocates and industry 
partners. This will ensure sufficient topic knowledge and ensure that any 
definitions are not focused on ‘re-designing the wheel’. The next step is a gap 
analysis and assessment to visualise issues with current definitions before the 
research question, priorities and research agenda are defined with the help of 
academia, regulatory and HTA bodies and patients. The final step will be aligning 
stakeholder perspectives and definitions via round tables and workshops with all 
stakeholders including clinicians, patients, payers, regulatory and HTA bodies and 
industry. Key milestones for this action point include the development of a survey 
report and publication on the existing definitions, approaches and best practice, a 
research agenda defining the key questions and a final, useable definition of PRO.

Develop a model approach for the collection of PRO data

Following the development of a definition of PRO, the final action point is to 
develop an approach that can be used to usefully collect PRO data. Initial steps 
here include mapping a process for data collection – i.e. identifying where data 
does and does not exist, assessing the quality of data required for any decision 
making and then defining a criteria for data quality and availability. Subsequent 
stages include setting objectives for data collection and defining a model 
process considering data laws and any compliance issues, and identifying any 
infrastructure/technology needs. These action points will be led by industry with 
multiple stakeholders including patients, clinicians and regulatory bodies. Data 
gathering requirements mirror those in the action point above. The development 
of surveys will allow the identification of current data possibilities, whilst the 
development of an expert network and round tables will enable the assessment 
of data quality and allow criteria development and model process definition. 
Specific milestones include a defined set of criteria objectives, a mapped and 
validated process and a model playbook.
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Conclusions

This report documents the discussions held at a roundtable-style meeting with 
a number of stakeholders. This is the third discussion session in this series with 
previous sessions developing our understanding of the role of RWE across the 
EU. The aim of this session was to assist Roche to develop a roadmap for action 
to enhance the use of real world evidence for improved market access for all 
pharmaceutical manufacturers.

Increased use of RWE is becoming more common and associated benefits more 
relevant, but there is no doubt that significant work needs to be done in the areas 
of data generation, interpretation and use to make its inclusion in commissioning 
and licensing based decision-making more mainstream. We have developed a 
series of proposed initiatives, each with a number of associated action points, 
which need to be pursued in order to further develop the use of RWE in decision-
making. Focusing on avenues for early dialogue with payers in terms of their RWE 
needs, developing a consensus exercise on the use of RWE in clinical decisions, 
developing a definition of patient reported/relevant outcomes and developing a 
model approach for the collection of this data are seen as the most imperative 
steps for enhancing the role of RWE. If RWE use is to become more common then 
these steps should be addressed as quickly and efficiently as possible.
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