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14 policy proposals for Orphan Medicinal Product incentives

Need to improve the R&D 
ecosystem for basic 
research and company 
take-up of development

Need to improve the 
flexibility, predictability 
and speed of the 
regulatory pathway

Need to improve the 
coherence and 
predictability of demand 
and pricing for OMPs

Need to improve the 
system of financial 
incentives and rewards

1. Form an EU rare disease hub 
for large-scale collaboration, 
data sharing and generation, 
and diagnosis.

3. Form a Rare Disease PPP fund 
for basic research and early 
development

2. Provide guidance and 
incentives for translational 
basic research

4. Establish a coherent policy 
framework for the use of RWE

6. Introduce additional financial 
incentives, such as a 
transferable voucher or tax 
credits for drug development 

8. Increase legal certainty around 
the concept of Significant 
Benefit

7. Strengthen EMA’s role in advising 
OMP developers through the OMP 
pathway

10. Adapt the regulatory 
pathway to the specificities of 
OMP groups with additional 
challenges

9. Adopt guidelines on the use of 
alternative treatments (e.g. off-
label use and pharmacy 
preparations) in the presence 
of approved OMPs
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These proposals pursue or open up for a 
modulated approach to OMP incentives
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11. Establish an iterative early 
dialogue for EMA-HTA bodies 
and OMP developers

12. Create a common EU value 
assessment for OMPs

13. Pilot a common EU access 
pathway for “priority” 
(extremely rare) OMPs

14. Facilitate homogeneous 
access to OMPs across EU 
Member States
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5. Modulate market exclusivity based 
on agreed criteria

These proposals can be addressed through 
the revision of the OMP Regulation



A history of multi-stakeholder collaboration on RWE 
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2016 2017 2018 2020

The use of real world data 
throughout an innovative 
medicine’s lifecycle [Link]

Outcomes based pricing and 
reimbursement of innovative 

medicines with budgetary 
limitations [Link]

TRUST4RD – Tool for Reducing 
Uncertainties in the evidence 

generation for Specialised 
Treatments for Rare Diseases [Link]

RWE4Decisions recommended 
actions for stakeholders to support 
payer/HTA decisions about highly 

innovative technologies [Link]

https://www.inami.fgov.be/nl/themas/kost-terugbetaling/door-ziekenfonds/geneesmiddel-gezondheidsproduct/terugbetalen/innovatieve-geneesmiddelen/Paginas/innovative-medicins-lifecycle.aspx
https://www.riziv.fgov.be/nl/themas/kost-terugbetaling/door-ziekenfonds/geneesmiddel-gezondheidsproduct/terugbetalen/innovatieve-geneesmiddelen/Paginas/innovative-medicins-budgetary-limitations.aspx
https://ojrd.biomedcentral.com/articles/10.1186/s13023-020-01370-3
https://pubmed.ncbi.nlm.nih.gov/32878663/


Matching Access to Risk and Getting Real: 
from TRUST4RD to RWE4Decisions

From to

2018/2019

TRUST4RD – Tool for Reducing Uncertainties 
in the evidence generation for Specialised 

Treatments for Rare Diseases

• Early and iterative dialogues – win-win 
solutions for all stakeholders

• Taxonomy of evidence gaps – speaking a 
common language

• Building trust between stakeholders and 
in RWE as solution to reduce 
uncertainties 

2020/2021

RWE4Decisions – Real World Evidence to 
support HTA/payer decisions about highly 

innovative technologies

• Setting up a Learning Network on RWE 
involving policy makers, HTA bodies, 
payers, regulatory agencies, clinicians, 
patient groups, industry and academics 
experts 



Multi-stakeholder Steering Group

HTAs
KCE, FIMEA, NICE

Patients
EURORDIS, EPF, ECPC

Academic
University of Edinburgh

Industry
EUCOPE & member 

companies

Clinicians/Researchers
EORTC, ERNs

Thought leadership
(INAMI-RIZIV CEO Jo De Cock)

Supported by RWE4Decisions Secretariat

Wider 
stakeholder 
community

Public research 
bodies

Clinicians/relevant 
ERNs

Relevant 
EURORDIS  
members

EC/ EMA

HTA/payer 
community

G-BA, AIFA, HAS, 
INFARMED, NICE, 

FIMEA 
(Connection to 

FINOSE), ZIN, KCE, 
NoMA, NCPA, TLV, 

AOK, Slovenian 
health insurers, 

Austrian insurers
CADTH

Multi-stakeholder participation



A learning network connecting many dots...
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https://rwe4decisions.com/

https://rwe4decisions.com/


2021 Agenda
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Workstream 1: Case studies workshops (INAMI hosted)

Payer-led multi-stakeholder dialogues 
• to develop a RWE generation framework to resolve Payer decision uncertainties at the time of launch for two 

types of highly innovative technologies 
• to facilitate alignment in construction of Outcomes-Based Managed Entry Agreements 

Workstream 2: Webinars
Putting the RWE4Decisions Learning Network into practice through a series of webinars for HTA/payers, EMA and 

stakeholders to exchange on methodological or practical questions about the planning, collection, interpretation and 
use of RWD in decision-making

Workstream 3: Advocacy
Advocating for a sustainable multi-stakeholder Learning Network on RWE within the European Health Data Space, 

and share learnings with EU and national policy-makers



What do we need to make 
progress ?
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Missing elements:
• Operating EU Health Data Space 
• Accessible and interoperable health 

data sets (role for ERNs)
• Functioning value-based healthcare 

framework (role for outcomes-based 
managed entry agreements)

Barriers:
• Lack of trust between stakeholders 
• Not speaking the same language
• Facing uncertainty linked to evidence gaps 

Enablers:
• Multi-stakeholder collaboration building trust
• Common framework and language 
• Tools to manage uncertainties 



Thank you! 

toon.digneffe@takeda.com



RWE4Decisions: A payer-led initiative to develop a multi-stakeholder Learning Network 
about use of RWE for highly innovative technologies

WHAT? 

Pragmatic and agile Learning 
Network on RWE including HTA 
bodies/payers, the EMA, patient 
representatives, researchers, 
clinicians, industry and academics...

To improve evidence-informed 
decisions for market access and 
reimbursement of highly innovative 
technologies

WHY?

Encourage development of robust 
RWE to help optimize use of highly 
innovative technologies
To address the operational, 
technical and methodological gaps
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WHY 
DISTINCTIVE?

Payer-led

Multi-stakeholder in approach
- Actions for each stakeholder group
- Identification of gaps in knowledge 

of each stakeholder group
- Joint discussion of challenges and 

potential solutions
- Collaboration
- Transparency

ADDED 
VALUE?

Practical multi-stakeholder learnings on 
the potential use of RWE through a 
‘learning by doing’ approach

Share experience, pool resources, build 
trust


