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7000+ diseases
with known molecular 

mechanisms, mostly rare 

diseases

500 have approved treatments

The patients are still 

waiting!

Can drug repurposing and repositioning 
help to fill the void?



Problem:

No shortage of hypotheses, 

but most projects never 

reach patients!

Why?

Most DR hypotheses 

generated by people/groups 

who are undertaking drug 

development for the very 

first time…

How do you know what you don’t know?



Regulatory
approval
and
clinical 
implementation

Therapeutic 
Hypothesis for a 

new or repurposed 
drug

Wouldn't it be nice…



The REMEDi4ALL Partnering Platform

Regulatory 
review and 
approval

Therapeutic 
Hypothesis for 

repurposing a drug 

Market entry and 
clinical practice



New treatments for 
patients

REMEDi4ALL infrastructure is 
fully up and running
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Regulatory/ 
approvals
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A big consortium for a big project



Support full value-chain – with patients 
at the heart and goal

WP1 Patient engagement
WP2 Demo and User Project operations 

WP3 Training & capacity building
WP10 Demonstrator projects 

WP12 Internationalisation & Networking
WP13 Project Management

WP4 Research data, tools and 
in silico discovery

WP5 In vitro discovery

WP7 Clinical development & 
implementation 

WP8 Market access
WP6 Preclinical 

development & validation

Basic Research
Preclinical 
development

Clinical trials
Regulatory/ 
approvals

Marketing/ 
reimbursement

WP9 Funders network & policy

WP11 Business planning and communication 



depends on effective 
patient co-creation

• Patient engagement 

(PE) across all projects

• Patient-centric 

multistakeholder 

meetings

• PE in early HTA 

assessment

• Patient-focused 

education and training

slide credit: Rick Thompson, Beacon for Rare Diseases



Four embedded "Demo" projects

Demo1:

COVID/

Pandemic 

Preparedness

Demo3:

Oral tazarotene

For MSD

Demo4:

Losartan for

osteogenesis 

imperfecta

Demo2:

Valproate and

simvastatin for

pancr. cancer

Hit-to-lead stage

Preparing CTA filing

< half-enrolled

80% 

enrolled!



Patient 
groups

Patients

Charities

Academic 
Researchers 

Life Sciences 
Industry

Biotech 
startups

Funders

Service 
Providers/

RIs

> 300 projects 
mentored

REMEDi4ALL CONCIERGE:

>30% 30%



Patient 
groups/

Charities

Patients

Students

Academic 
Researchers 

Life Sciences 
Industry

Healthcare 
Providers

Funders

Service 
Providers/

Research 
Infrastructures

Over 300 requests to date

• from diverse stakeholders

• with different needs

• in different phases of 

development

• from all around the world…

Slide credit: Alicia Soler

REMEDi4ALL CONCIERGE:
UNDERSTANDING COMMUNITY NEEDS



How far has the concierge travelled? 



REMEDi4ALL CONCIERGE:
DEVELOPMENT STAGE

DISCOVERY
35.6% 

PRECLINICAL
32.7%

LATE 
CLINICAL

18.8%

EARLY 
CLINICAL

9.9%

APPROVAL
3%



Example: the impact of a patient champion

In a project trying to repurpose a Phase III shelved asset for 
ultrarare disease MSD, Alan, our MSD patient champion, played a 
key role in connecting us with the decision-makers at Abbvie and a 
pushing a large data donation. 

Donation allows us to cross-refer to Allergan/Abbvie safety and 
development data in regulatory submissions, saving development 
time/costs. 



Starting point for HLH project

Jan-Inge Henter



ETOPOSIDE FOR HEMOPHAGOCYTIC 
LYMPHOHISTOCYTOSIS (HLH), LABEL EXTENSION

Generic drug:

• Chemotherapy

• Used off label for HLH but 
multiple patient 
access/reimbursement issues

• No approved treatment

Etoposide

Unmet Need

• Extensive regulatory support 
to achieve label extension for 
etoposide in HLH

• Finding, engaging and 
convincing a generic 
manufacturer company willing 
to take responsibility to apply 
for regulatory approval for 
etoposide for HLH (become 
MAH)

R4ALL support
• Rare - Immune disease

• Severe inflammation - life 
threatening

HLH
• Multiple interactions

• Company analysed data and 
evaluated the regulatory path 
to label extension

• Research agreement 
established with MAH 
for label extension and 
registration!

Finding an MAH



Funders network & future marketplace 

€

Slide credit: Adapted from Don Lo



CONNECTING FUNDERS TO MAXIMISE THE POTENTIAL OF DRUG REPURPOSING RESEARCH

>35 members



REMEDi4ALL Marketplace



The REMEDi4ALL Foundation

Sustaining support for the drug 
repurposing ecosystem 

into the future
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Back up slides



A global conference that unites the drug repurposing community 

to advance the field in every critical aspect.

Sponsors:



REMEDi4ALL Patient Engagement framework

REMEDi4ALL is positioning the patient’s voice and experience at the heart of 
every repurposing project and empowering them as true co-creators. 

Multi-stakeholder meetingsPatient Advocacy GroupsPatient Champion

• Offers unique insight 
into a specific 
disease and the 
disease community

• Core stakeholder
• Represent their 

community 
• Actively participate 

in our development
teams, enabling 
patient-focused
decisions in project

• Group of patients, 
relatives, carers or
individual experts

• Additional source of 
patient insight 

• Sharing information and 
advance learning, 
promoting dialogue and 
constructive interaction

• Facilitating collaborations 
between all stakeholders

• Patient centricity running 
as the core narrative 

• Help access a 
more 
representative 
selection of 
patient 
experience 



Example: the impact of patient champions + advocacy groups

Support second round of scientific advice, responding to patient-relevant 
queries with real evidence from patients and the community

Structured focus groups, 1:1 interviews with patient representatives including 
families currently caring for a child with MSD and ‘angel’ families. All 
interviewees were independent of REMEDi4ALL

*Due to our ‘open call’ approach we had multiple 
interested volunteers.

The short turnaround time for this piece of work 
meant at this time, we could not engage families who 
required an English language interpreter.

We endeavour to re-engage with these families later 
on in the project and capture wider community 
thoughts and feelings.



R4ALL PE framework

R4ALL is educating both patients & researchers

Academic bootcampPatient bootcamp

• In-person training for 
patient 
representatives to 
increase knowledge 
and skills in drug 
repurposing

• In-person training for 
academic researchers to 
increase knowledge and 
skill in drug repurposing

R4ALL Hackathon

• In-person training for early 
career researchers up to 2-
years post PhD

• Learning to choose drug 
candidates and build drug 
development plans putting 
patient needs at the center

• Patients interviewed by 
students



Digital Academy

• https://academy.remedi4a
ll.org/

• Digital education covering 
the key steps of the 
scientific pathway 
associated with drug 
repurposing

R4ALL PE framework

R4ALL is educating both patients & researchers

https://academy.remedi4all.org/

