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Search criteria
Text phrase

e "Rare diseases", "Rare conditions", "Undiagnosed diseases", "Genetic disorders", "Orphan diseases"
Status of results

e Future
e Open for Applications

Research disciplines

Biotechnology and Biology
Economic and Social Research
Medical Research

Science and Technology
Coronavirus/COVID-19

Residency

e  United Kingdom
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GOSH Charity National Research Project Grants

Status: Open for Applications

Funding to support clinical and laboratory-based paediatric health research in the UK, focusing on complex childhood
illness and rare diseases.

Fund Information

Funding body: Great Ormond Street Hospital (GOSH) Children's Charity
Maximum value: £ 350,000
Application deadline: 16/07/2026

Eligibility Criteria

Application is open to independent researchers based at institutions anywhere in the UK. Applicants are not required
to have a co-applicant or collaborator from Great Ormond Street Hospital or the UCL Great Ormond Street Institute
of Child Health.

Researchers may apply as Lead Applicants if they:

e Are an independent researcher who holds a salaried academic research post or research fellowship.

e Are able to employ a research team, or, for lab-based projects, are able to access dedicated lab space
required for the project.

e Have authority to financially manage their own grants (in collaboration with relevant finance personnel at
the host institution).

e Have their salary confirmed until the end of the grant period, or are able to supply a supporting letter from
the host organisation guaranteeing employment throughout the duration of the grant.

Applicants may only submit one application as Lead Applicant and may be named as co-applicant on other
applications for the same call.

Applications from promising group leaders at an early career stage are particularly encouraged. In the case of
assessing applications of equivalent quality, applications from early career researchers will be given priority over
researchers at a later career stage. Early career researchers are defined as:

e Hold a PhD or equivalent experience.

e Have attracted less than £350,000 total grant income as PI (excluding fellowships and other awards to fund
their own salary).

e Not hold a tenured academic position.

Early career fellowship holders applying as Lead Applicant are able to cost a pre-defined portion of the project budget
as salary, provided that the Project Grant period extends beyond the end of the fellowship funding period, limited to
a maximum of 50% of the grant duration.

GOSH is a signee of the cross-funder statement coordinated by the Academy of Medical Sciences regarding the
impact of COVID-19 on researchers. As such, any disruptions to research activities due to the COVID-19 pandemic
will be taken into consideration when assessing an individual applicant's record of outputs, research achievements,
and career progression in future grant rounds.
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https://search.myresearchconnect.com/Scheme/View/GRUKRES!S13032
Sarah Clee
Could potentially be a good fit if  you position this as a call for Welsh paediatric rare disease clinicians/researchers, especially early career investigators needing support to build a first substantial rare disease grant.
I understand the deadline is a little too close on this one but I’ve added it anyway as they often have these types of calls.
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Useful links

GOSH Charlty National Research PrOJect Grant
: . for-fi

Addresses and contacts
For further information on how to obtain this grant locally, please contact the following:

Grants Team

Great Ormond Street Hospital (GOSH) Children's Charity
40 Bernard Street

London

WCIN 1LE

United Kingdom

Tel: 020 3841 3841
E-Mail: grants@gosh.org

Calls and deadlines

Information on future calls is indicative only and may be subject to change.

2026 Deadline for Outline Applications

Application start date: 24/06/2026
Application end date: 16/07/2026

LifeArc Rare Disease Clinical Trials Programme

Status: Open for Applications

Funding for researchers at non-profit research institutions and SMEs in the UK and overseas to undertake early-stage
clinical trials to develop therapeutics, advanced therapies, medical technologies, devices and diagnostics for rare
diseases with unmet medical need.

Fund Information

Funding body: LifeArc

Maximum value: £ 5,000,000

Application deadline: None specified
Eligibility Criteria
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https://www.gosh.org/apply-for-funding/research/research-funding-schemes/gosh-charity-national-funding-call/
mailto:grants@gosh.org
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Sarah Clee
This could be a good fit because it supports both academic/healthcare organisations and SMEs, which links well with RDRN’s aim to highlight opportunities to industry partners. It requires a clear clinical trial plan, route to patient impact within five years, PPIE, biomarkers, and a recruitment strategy for rare disease populations. This is not for early exploratory ideas so applicants need a fairly mature intervention/diagnostic/device/therapeutic and a credible trial plan.  RDRN could be used as a consortium-building and readiness mechanism: identify Welsh projects with rare disease trial potential, help connect NHS recruitment sites, PPIE input, biomarkers/data expertise and possibly industry partners.
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Application is open to researchers based at non-profit research institutions (academic institutions, healthcare
organisations, public sector research establishments etc) and SMEs, in the UK or abroad. Lead applicants may only
submit one application as lead.

Trials can be based in the UK or abroad and can involve collaboration with other partners.

Proposals eligible for consideration should:

Address an unmet rare disease medical need.

Be underpinned with a strong scientific rationale.

Be well developed with a clear clinical trial plan.

Have consideration of the future route to patient impact within five years.

Have an established manufacturing process for GMP trial supplies (or equivalent for non-therapeutic
interventions).

Include prior or planned patient and public involvement and engagement.

e Include objectives to develop/validate biomarkers and enable targeted treatment.

e Include a clear plan on the approach to access and recruitment of the rare disease population.

Useful links

LlfeArc Rare Dlsease CI|n|caI Trials Programme

Addresses and contacts
For further information on how to obtain this grant locally, please contact the following:

LifeArc

Lynton House
Tavistock Square
Bloomsbury
London

WC1H 9LT
United Kingdom

Tel: +44 (0)20 7391 2700
E-Mail: info@lifearc.org

Efficient and Innovative Natural History Studies Addressing Unmet Needs in Rare
Diseases (R0O1 Clinical Trials Not Required)

Call ID: FON: RFA-FD-25-017
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https://www.lifearc.org/project/rare-disease-clinical-trials-programme/
mailto:info@lifearc.org
https://search.myresearchconnect.com/Scheme/View/GRUKRES!S8734?fragment=S8734-AP556037780-1
https://search.myresearchconnect.com/Scheme/View/GRUKRES!S8734?fragment=S8734-AP556037780-1
Sarah Clee
Natural history studies are highly relevant for rare diseases, where patient numbers are small and evidence is often fragmented.  It could align with Welsh efforts around rare disease registries, routine data, and better understanding disease progression and it could suit a disease-specific Welsh research team with access to patient cohorts or data.  However, the call is an NIH/FDA opportunity and is focused on supporting medical product development. That means it may be less suitable for broad service improvement or capacity-building work unless there is a clear route to therapeutic, diagnostic or product development.
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Fund: National Institutes of Health (NIH) RO1 Research Project Grants
Funding body: National Institutes of Health (NIH)

Application start date: 12/12/2025

Application deadline: 08/02/2028

Frequency: Periodic

The purpose of this Notice of Funding Opportunity (NOFO) is to support efficient and innovative natural history
studies that advance medical product development in rare diseases/conditions with unmet needs. Through the
support of natural history studies with high quality and interpretable data elements, the US Food and Drug
Administration (FDA) expects to address critical knowledge gaps, remove major barriers to progress in the field, exert
a significant and broad impact on a specific rare disease or multiple rare diseases with similar pathophysiology, and
facilitate rare disease product development.

Application budgets need to reflect the actual needs of the proposed project and should not exceed $400,000 per
year for up to four years in maximum total costs (direct and indirect) for Prospective Natural History Studies and
should not exceed $150,000 for up to two years for Retrospective Natural History Studies. The number of awards is
dependent upon Congressional appropriations to this FDA grants programme and the submission of a sufficient
number of deserving applications.

This NOFO is a re-issue of RFA-FD-22-001.

This NOFO has two application deadlines: 10 February 2026 and 8 February 2028.

Links

FON: RFA-FD-25-017

Clinical Studies of Orphan Products Addressing Unmet Needs of Rare Diseases (R01

Clinical Trials Required)

Call ID: FON: RFA-FD-25-020

Fund: National Institutes of Health (NIH) RO1 Research Project Grants
Funding body: National Institutes of Health (NIH)

Application start date: 22/08/2025

Application deadline: 19/10/2027

Frequency: Annual

This Notice of Funding Opportunity (NOFO) seeks to fund clinical trials of products evaluating efficacy and/or safety
in support of a new indication or change in labelling to address unmet needs in rare diseases or conditions.
Additionally, through the funding of collaborative, efficient and/or innovative clinical trials, the US Food and Drug
Administration (FDA) expects to increase the number of approved treatments for rare diseases and exert a broad and
positive impact on rare disease drug development.

FDA is interested in supporting innovative and efficient trial designs and will allow for additional funding with
justification for applications proposing the use of one or more of the following:

e Innovative trial designs such as seamless and adaptive trial designs, which compress the phases of a trial
into one continuous trial, as well as basket, umbrella and platform trials, which allow for testing of multiple
drugs and/or multiple diseases using a common infrastructure.
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https://grants.nih.gov/grants/guide/rfa-files/RFA-FD-25-017.html
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Sarah Clee
Non-domestic (non-U.S.) Entities (Foreign Organizations) are eligible to apply. �It is directly about orphan products and rare disease unmet needs, it encourages innovative trial designs such as adaptive, basket, umbrella and platform trials, which are particularly relevant for rare diseases. Therefore, it could align with RDRN’s potential role in helping researchers think about novel trial infrastructure and small-population methodologies but it is very specialised. If there are highly mature clinical/product development teams in the networks, with an orphan drug, device, diagnostic or advanced therapy already in development, then this could be a good call.
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e Innovative methods using data simulations and modelling toward the study of safety and efficacy of a
product.

These approaches may hold significant promise for the advancement of therapeutic treatments for rare diseases
through all phases of product development. Early engagement with FDA review divisions to discuss the use of these
innovative approaches is highly recommended prior to submitting a grant application

The number of awards is dependent upon Congressional appropriations to this FDA grants programme and the
submission of a sufficient number of deserving applications. Awards will provide one year of support and include
future recommended support for an additional three years where applicable. Application budgets need to reflect the
actual needs of the proposed project and should not exceed $650,000 per year in maximum total costs (direct and
indirect costs). Applicants may request additional funding over the listed maximums for innovative and efficient trial
approaches. The additional funding request cannot exceed an additional $250,000 total costs per year (to a
maximum total award cost of $900,000 per year) for up to four years.

The application deadlines for this NOFO are:

e 21 October 2025
e 20 October 2026
e 19 October 2027

This NOFO is a re-issue of RFA-FD-23-001.
Links

FON: RFA-FD-25-020

Target Trial Emulation: Utilising Routine Data to Answer Key Health and Care

Questions

Call ID: 2026/384

Fund: NIH_R HTA: Commissioned Workstream Funding for Primary Research
Topics

Funding body: National Institute for Health and Care Research (NIHR)

Application start date: 27/03/2026

Application deadline: 15/07/2026

Frequency: One-off

NIHR HTA has issued call 2026/384 Target Trial Emulation: Utilising Routine Data to Answer Key Health
and Care Questions to fund target trial emulation (TTE) studies to assess the comparative effectiveness and cost-
effectiveness of health and social care interventions. The focus of the call is on specific areas where Randomised
Controlled Trials (RCTs) are not feasible, ethical, or sufficiently agile to inform fast-moving technologies.

Applicants are required to apply rigorous TTE frameworks to existing health, social care, or administrative data and
justify the TTE approach. They must demonstrate that it is the most appropriate method and that it delivers value for
money by generating robust causal evidence from existing resources without the need for prospective recruitment.
Comparisons of health and social care interventions where 'Time Zero' (eligibility and assignment) can be clearly
defined in administrative data.
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Sarah Clee
This is not a rare disease-specific call, but rare diseases are explicitly listed as an example of populations often excluded from RCTs. The call funds target trial emulation studies using existing health, social care or administrative data to assess comparative effectiveness and cost-effectiveness where RCTs are not feasible, ethical or agile enough.  RDRN could:
Rare disease populations often face evidence gaps because traditional RCTs are difficult.
RDRN could help identify questions where Welsh routine data could support better evidence generation.
It aligns with real-world evidence, NHS adoption, comparative effectiveness and value-based healthcare.
It could be relevant where interventions are already used or positioned for wider adoption.
There would need to be a very strong data partner and a clear “target trial” question as it is not suitable for exploratory research without robust data access and methodology. But could be great if linked to SAIL, routine NHS Wales data, or established rare disease cohorts.
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Proposals should focus on interventions that are already widely used or are positioned for widespread adoption, in
line with the HTA Programme remit. This is to ensure the results directly address urgent uncertainties in clinical
practice or social care.

Examples of topics of interest include, but are not limited to:

e Evaluations where a lack of equipoise in clinical or social care practice makes randomisation unfeasible (eg,
entrenched practices in care settings or community support).

e Interventions involving fast-moving technologies where data are needed rapidly to inform stakeholder
decisions, or where RCTs are practically unfeasible.

e Complex health and social care questions in populations often excluded from RCTs (eg, those with multi-
morbidity, rare diseases, paediatrics, children in need).

e Existing RCT evidence is insufficient to inform NHS/social care practice.

This funding opportunity is eligible for a methodological sub-study, which can help significantly improve methodology
of future research as well as the host study.

Due to the broad scope of the call, NIHR may fund more than one proposal.

There is a two-stage application process consisting of an outline proposal followed by an invited full application.
Links

2026/384 Target Trial Emulation: Utilising Routine Data to Answer Key Health and Care Questions

Virtual Human Twins (VHTSs) for Integrated Clinical Decision Support in Prevention

and Diagnosis

Call ID: HORIZON-HLTH-2027-03-TOOL-04
Fund: Horizon Europe: Global Challenges and European Industrial
und: -
Competitiveness - Health
Funding body: European Commission
Application start date: 03/06/2027
Application deadline: 22/09/2027
Frequency: Not Specified

Virtual Human Twins (VHTSs) are digital representations and in-silico models of an individual's health and disease
state at different levels of anatomy. Multi-scale, multi-organ VHT solutions have a potential for tailored prevention
and diagnosis, particularly in areas of high disease burden, and can significantly benefit citizens' health and the
efficiency of EU health systems.

Proposals should take into account the work of projects funded under topic HORIZON-HLTH-2023-TOOL-05-03:
'Integrated, multi-scale computational models of patient patho-physiology ('virtual twins') for personalised disease
management', which had a predominant focus on disease management, and focus on high-potential multi-disciplinary
approaches at greater complexity (multiscale, multiorgan, longitudinal), strengthening their deployment in health and
care, including the integration into care pathways and links with other decision support tools.

The proposals should address all the following activities:

e Select clinical use cases to deliver multi-disciplinary, high impact solutions requiring multi-organ, multi-scale
approaches to modelling complex pathophysiology over time, as a basis from where prevention and
diagnosis of diseases with high morbidity and mortality could be enhanced. Proposals can put forward use
cases in any areas of high disease burden; examples include co-morbidities, chronic cardiovascular
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Sarah Clee
This is a good strategic fit, but very ambitious. It's a large Horizon Europe Research and Innovation Action focused on digital representations and in-silico models of health and disease. Rare diseases are included as possible use cases and the total budget is €39.3 million.
It aligns with precision medicine, diagnostics, AI, digital decision support, modelling, multi-modal data and clinical validation.
It requires multidisciplinary work, clinical validation, health economic/feasibility studies, end-user input, responsible AI, and SME involvement.  So could map well to RDRN’s industry and academic collaboration ambitions.

However, as this is a major European consortium bid, it could be difficult to find the right partners. The call is for 2027, so there is some time for horizon scanning and partner-building. RDRN could identify Welsh data science, AI, genomics and clinical rare disease expertise and position them as partners in a European consortium.
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conditions, infection and (auto)immunity, inflammation and cancer, diabetes and related conditions, rare
diseases, degenerative diseases (including their interaction with mental health conditions), the exposome
and its impact on human health and disease.

e Building on current approaches, standards, data repositories (eg biobanks, environmental data, others) and
modelling assets (eg those of the EDITH CSA and the Platform for Advanced VHT Models), and new data if
relevant, design, develop, extend and validate multi-organ, multi-scale, dynamic computational models that
accurately simulate a person's health and disease states, as necessary.

e Evaluate, select, extend and validate diverse modelling methodologies, resulting in integrated, advanced,
interoperable, patient-specific VHT models that can integrate diverse data sources and methodologies,
addressing the chosen clinical use case requirements. Methodologies may include and are not limited to
biophysics-based modelling, artificial intelligence (AI) that should be interpretable or allow explainability of
outcomes, generative Al and in-silico modelling, agent-based and network physiology approaches.
Evaluation, selection and extension of these should be documented during the design phase. Availability and
integration of the multi-modal data should be documented, and the ethical and sex dimensions be
investigated.

¢ Demonstrate integration of these models with other advanced preventive and diagnostic modalities, tools
and techniques enabling integration across pathways.

e Generate evidence, including clinical validation, that the solutions deliver clinically meaningful decision
support, addressing use case requirements. Document lessons-learned for broader application. Gather
evidence via health economic and/or feasibility studies in real-world healthcare settings confirming cost-
effectiveness vis-a-vis current practice (eg cost-effectiveness analysis). Produce an exploitation plan on
regulatory compliance and intellectual property.

Proposals should be multidisciplinary; solution design and development should be end-user-focused and draw on
user and non-user input. Best practice in VHT software development including responsible Al development should be
followed (eg risk assessment and management, requirements definition process).

Participation of small and medium-sized enterprises (SMEs) is encouraged.

Proposals should contribute to the objectives of the European VHT Initiative and to the Platform for Advanced VHT
Models, with project assets made available on the Platform and interoperable with its technical specifications;
relevant consortia members should join its User Community. Budget should be reserved for these activities. Projects
are expected to collaborate with other EU-funded projects on VHTs and align with relevant EU initiatives funded
under Horizon Europe, the Digital Europe Programme and the EU4Health Programme (2021-2027), eg European
Cancer Imaging Initiative, 1+Million Genomes Initiative, Intensive Care Unit Data Space, co-funded European
Partnership for Personalised Medicine, and projects on advancing Al in health where relevant.

This topic requires the effective contribution of social sciences and humanities (SSH) disciplines and the inclusion of
relevant SSH expertise, in order to produce meaningful and significant effects enhancing the societal impact of the
related research activities.

Applicants should provide details of their clinical studies in the dedicated annex using the template provided in the
submission system. As proposals under this topic are expected to include clinical studies, the use of the template is
strongly encouraged.

Total budget: €39.3 million

Type of action: HORIZON-RIA HORIZON Research and Innovation Actions

Links

Call for Proposals
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NIHR/MRC Better Methods, Better Research (BMBR) Programme: The Use of
Synthetic Data in Health and Social Care Research NEw

Status: Future

Grants intended to develop new methodology, using synthetic health data that leverages its opportunities while
addressing associated concerns.

Fund Information

Funding body: National Institute for Health and Care Research (NIHR)
Maximum value: £ 625,000
Application deadline: 01/12/2026

Eligibility Criteria

The scheme is open to UK researchers working on biomedical, health and social care research methods who are
employed by eligible research organisations and can demonstrate that they will direct the project and be actively
engaged in the work.

The contract of employment does not have to last for the duration of the proposed project, however, if the proposal
is successful the employing research organisation must agree to the employment contract being extended beyond

the end date of the project. All necessary support for the applicant and the project must be provided by the employer,
including mentorship and career development for early career researchers.

Proposals can include project co-leads affiliated with international research organisations. However, they must offer
expertise not available in the UK and make a major contribution to the design/conduct of the project.

Useful links

Better Methods, Better Research Programme (BMBR)
https://www.nihr.ac.uk/funding-programmes/better-methods-better-research

NIHR/MRC The Use Of Synthetic Data In Health and Social Care Research (Call 2026/454)
https://www.nihr.ac.uk/funding/bmbr-commissioned-use-synthetic-data-health-and-social-care-research-september-

2026/2026454
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Sarah Clee
This is not a rare disease call but rare diseases and sparse data is listed as one of its priority research themes.  The call itself funds new methodology using synthetic health data and is worth up to £625,000. It is open to UK researchers working on biomedical, health and social care research methods. It could fit with RDRN because:

Rare disease research often has data access, privacy and small-number challenges.
Synthetic data could be useful for rare disease registries, federated analytics, trial feasibility, method development or safe data sharing.
This could support RDRN’s wider infrastructure-building ambitions if positioned as methods work.

However, it would need to show that the main contribution is methodological and has broader relevance across health/social care research.


RDRN - July 26 06/07/2026

Addresses and contacts
For further information on how to obtain this grant locally, please contact the following:

National Institute for Health and Care Research (NIHR)
Grange House

15 Church Street

Twickenham

London

TW1 3NL

United Kingdom

E-Mail: enquiries@nihr.ac.uk

Calls and deadlines

Information on future calls is indicative only and may be subject to change.

2026 Application Deadline

Application start date: 08/09/2026
Application end date: 01/12/2026

CSO Response Mode Grants (Researcher-Initiated Grants)

Status: Future

Funding over a maximum of three years to support research aimed at improving treatments for conditions of clinical
importance to the population of Scotland and improving the quality of healthcare within Scotland.

Fund Information

Funding body: Chief Scientist Office (CSO)
Maximum value: £ 350,000
Application deadline: 16/12/2026

Eligibility Criteria

Research organisations, the National Health Service and higher education institutions (HEI) in Scotland are eligible to
apply. The Chief Investigator must be a permanent salaried member of staff at a Scottish HEI or NHS Board, or have
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Sarah Clee
This was includes looking at populations with rare diseases as a specific area of interest, but obviously it’s Scottish-led so RDRN wouldn’t be able to lead - but could be useful if wanting to do more cross-nation calls.
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a contract with a Scottish HEI or NHS Board that extends at least two years beyond the expected end-date of any
submitted proposal.

Useful links

Chief Scientist Office (CSO)
https://www.cso.scot.nhs.uk/

CSO Response Mode Grants

Addresses and contacts
For further information on how to obtain this grant locally, please contact the following:

Grants Team

Chief Scientist Office (CSO)

Scottish Government Health Directorates
St Andrew's House

Regent Road

Edinburgh

EH1 3DG

Tel: 0131 244 2688
E-Mail: csograntsteam@gov.scot

Calls and deadlines

Information on future calls is indicative only and may be subject to change.

Second 2026 Outline Application Deadline

Application start date: 01/09/2026
Application end date: 16/12/2026
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