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SCALING UF PUBLIC-PRIVATE PARTNERSHIPS
TO ACCELERATE RESEARCH IN RARE DISEASES

Proposals by the Rare Disease comes of the TARD
Moonshot Conference
PUBLIC-PRIVATE PARTNERSHIPS (PPPs)

Systematic integration of PPPs into  PPPs as policy tool, not optional add-
EU funding mechanisms on

European PPP Competence Centre Training and mentorship programme
(ERDERA)

Early-stage collaboration with risk- Risk-sharing mechanisms for co-

sharing investment
Standardized contracts and data- EU-wide contracting framework for
sharing frameworks ERN-industry

FUNDING & FINANCIAL FRAMEWORK

Ring-fence MFF funding for RD Ring-fence MFF for RD research and

research and PPPs clear signals from funders promoting
PPPs

Sustained investment in Ring-fenced MFF for registries and

infrastructures (ERNs, EATRIS, data platforms

BBMRI, ECRIN)

Performance-based funding models PPP outcomes in ERN evaluation

SIMPLIFICATION AND REGULATORY FRAMEWORK

Regulatory sandbox pilots Regulatory sandboxes for PPP
formats
Avoid regulatory layering Concerns about single rulebook

ERNs RESEARCH CAPABILITIES STRENGTHETENING

ERNSs as research engines ERNs must evolve beyond care
ERNS as legal entities Legal entity to streamline
partnerships

Dedicated ERN research funding ERNSs should not be denied funding

Mutual recognition of ethics Permanent mechanism for mutual

approvals recognition

Trial readiness infrastructure Earmark ERN budget for trial
readiness

Training for ERN collaboration Training and resources for teams.

Cross-border data platforms Cross-border data platforms needed

EU ACTION PLAN ON RARE DISEASES
EU Action Plan on Rare Diseases Establish Action Plan with targets

Action Plan attracts investment Investment from pharma companies

INTERNATIONAL COLLABORATION

Continue IRDIRC support IRDIRC vital for partnerships
Align with international standards Europe as global leader
COMPETITIVENESS AGENDA

Integrate RD into competitiveness Hard-wire rare diseases

EU as global RD leader ERNS attract investment

Opportune moment for action Never been easier to discuss
collaborations

RD Moonshot (Life Sciences Strategy): "Embedding systematically PPPs as a structural element within EU funding
mechanisms to drive rare disease research and innovation.”

T4RD Report: "PPPs must be recognised as a policy tool rather than an optional add-on. Stronger political mandates
and targeted funding are essential to make PPPs routine in EU health and research policy."

RD Moonshot (Life Sciences Strategy): "Establish a European PPP Competence Centre hosted by ERDERA to
support building staff competence on partnerships, consortia formation, IP management, and stakeholder alignment."
T4RD Report: "Launch a European training and ip p to build ion skills (" ion
muscle') among ERN leaders, patients, and industry" (Key Actions table)

RD Moonshot (Life Sciences Strategy): "Exploring targeted financial incentives, such as matched funding programmes
and milestone-based grants... risk-sharing approaches, can help align interests and reduce barriers to collaboration."
T4RD Report: "These frameworks should provide clear incentives for the co-investment from the private sector,
including risk-sharing mechanisms, tax and regulatory enablers, and predictable multi-year budgets to attract global
R&D capital to Europe."

RD Moonshot (Life Sciences Strategy): "Policy measures that streamline intellectual property negotiations and
facilitate pre-competitive collaboration can help build trust among stakeholders."

T4RD Report: "Develop and deploy a standardised EU-wide contracting and data-sharing framework for ERN-industry
partnerships" (Key Actions table)

RD Moonshot (Competitiveness Compass): "The Multiannual Financial Framework and Framework Programme 10
present crucial funding opportunities for expanding rare disease research under a structured European funding
framework that ensures stability and long-term investment.”

T4RD Report: "Ring-fence part of the next Multiannual Financial F (MFF) for RD h, clinical-trial
readiness, and PPPs" (Key Actions table) and "We do not only need to remove or amend the statements that prevent
us from collaboration, we also need a very clear traction from funders and decision makers saying that public-private
collaboration is part of our tools to achieve objectives." (Pharmaceutical industry quote)

RD Moonshot (Science Business Article):"Long-term impact also depends on sustained investment in key
infrastructures: European Reference Networks (ERNs), EATRIS (translational research), BBMRI (biobanking), and
ECRIN (clinical trials)."

T4RD Report:"Participants called for a ring-fenced share of the next Multiannual Financial Framework (MFF) to
support not only clinical-trial readiness and PPPs but also registry harmonisation, patient-reported outcomes
development, early-phase trial capacity, and cross-border data platforms"

RD Moonshot (Life Sciences Strategy): "Establishing performance-based funding models will help ensure that
investments translate into real-world solutions."

T4RD Report: "Include PPPs outcomes in the monitoring and jion of ERNs... Tt parent indi on patient
benefits, scientific outputs, and economic returns would provide evidence of impact” (Key Actions table)

RD Moonshot (Biotech Act): "experimentation spaces such as regulatory sandbox pilots to test innovative biotech
approaches in a controlled, supervised manner.”

T4RD Report :"Speakers argued for adaptable governance and regulatory sandboxes allowing different PPP formats,
lighter reporting where appropriate, and the ability to pilot innovative contracting models."

RD Moonshot (Biotech Act): "The EU Biotech Act should go beyond the scope of revising existing legislation and
instead introduce a strategically focused framework... Rather than layering or amending overlapping legal
frameworks."

T4RD Report: "Concerns were raised that a proposed 'single rulebook' for EU funding could unintentionally hinder
diverse partnership models by imposing one-size-fits-all administrative rules."

RD Moonshot:Emphasized throughout consultation documents as critical research infrastructure. T4ARD Report:"ERNs
must not only remain the backbone of rare disease care, but also evolve to become engines of research and
innovation" (MEP Andras Kulja quote)

RD Moonshot:Not explicitly detailed in the consultation documents reviewed. T4RD Report:"Support ERNs in
becoming legal entities or forming shared-governance structures to streamline partnerships” (Key Actions table);
"Creating a shared legal entity ‘saves money and time™ (Researcher quote)

RD Moonshot (Science Business Article):"Long-term impact also depends on sustained investment in key
infrastructures: European Reference Networks (ERNs)." T4RD Report:"The ERNSs should no longer be denied
institutional budget funding for research by the Commission, nor industry collaborations by the BoMS." (ERN
coordinator quote)

RD Moonshot (Life Sciences Strategy):"The strategy must ensure simplified trial authorization procedures, mutual
recognition of ethics approvals, and interoperable digital platforms for patient enrolment.”

T4RD Report:"Build on EU-X-CT to establish a permanent mechanism for mutual recognition of rare disease trial
ethics and approvals” (Key Actions table)

RD Moonshot (Life Sciences Strategy): Funding streams for translational research and regulatory science discussed.
T4RD Report: "Suggestions for the MFF included earmarking part of the ERN core budget for clinical trial readiness
and public-private partnerships"

RD Moonshot (Life Sciences Strategy):Discussion of capacity-building for PPP management. T4ARD
Report:"Strengthening ERNs' research-capacities also requires training and resources for the academic centers'
teams (inc. on how to collaborate with private partners)"

RD Moonshot (Life Sciences Strategy): "Ensuring access to regulatory-grade datasets and cross-border
interoperability is essential."

T4RD Report: "Participants called for a ring-fenced share of the next MFF to support... registry harmonisation, patient-
reported outcomes development, early-phase trial capacity, and cross-border data platforms"

RD Moonshot (Life Sciences Strategy):"Recommend the adoption of an EU Rare Disease Action Plan to promote
synergies across healthcare, industrial and research policies."

T4RD Report:"Establish an EU Rare Disease Action Plan with measurable targets and stable funding” (Key Actions
table)

RD Moonshot (Life Sciences Strategy): "A formal, measurable plan at EU level would provide a long-term roadmap,
attract private investment."

T4RD Report: "An EU Action Plan on Rare Diseases would be a way of attracting investment from global

pharr tical ies and ir ivise them to develop technologies here in Europe.” (MEP Andras Kulja quote)

RD Moonshot (Life Sciences Strategy):"Continue support to the IRDIRC mission"

T4RD Report:"International collaboration beyond Europe, including transatlantic and global partnerships, such as
IRDIRC, is vital for tackling ultra-rare conditions and for positioning Europe as a global leader"

RD Moonshot (Life Sciences Strategy):"Fostering international collaboration is crucial to ensure the EU remains one of
the key players in rare disease research."

T4RD Report:"positioning Europe as a global leader in rare disease innovation"

RD Moonshot (C itiveness Ci : "By ing rare disease research within the broader competitiveness
agenda, Europe ensures that scientific advancements contribute to economic growth."

T4RD Report: "This is the moment to hard-wire rare diseases into the EU's competitiveness agenda” (Patient
representative quote)

RD Moonshot (Competitiveness Compass): "Europe is uniquely positioned to lead the world in rare disease research
and innovation and not because of future potential, but because of the existing structures."

T4RD Report: "ERNSs can be the engine of change and recognising this would be a way of attracting investment from
global pharmaceutical companies" (MEP Andras Kulja quote)

RD Moonshot (Competitiveness Compass): "These priorities align with the Rare Disease Moonshot's mission to
accelerate innovation."

T4RD Report: "The positive aspect of this new competitiveness flag is that it has never been easier to discuss
collaborations between industry and the European Reference Networks." (European Commission quote)




