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1 Welcome
Format, ‘housekeeping’ and aims

2 Background
Why we are establishing the UK Rare Disease Research Platform 

3 Platform overview
Aims and planned structure of the Platform

5 Question and Answer session
Ask questions via ‘Q&A’ function
Any questions not answered ‘live’ – future FAQs 

Agenda

4 Call for Nodes
Remit & scope, costing, panel criteria & timelines



Context: Rare Disease Research (RDR)
 2021 UK Rare Disease Framework

 Follows on from the 2013 UK Strategy for Rare Diseases
 Underpinning theme: ‘Pioneering research’. MRC, DHSC & NIHR are working on a landscape 

map and portfolio

 Relevant to a range of funders…
 including MRC/UKRI and NIHR but also research charities and industry. 
 Draft portfolio shows that rare disease research is not always labelled as such

…and of global interest
 EU Joint Programme in Rare Diseases (EJPRD)
 IRDiRC



top 100 ROs and Diseases, by number of awards (n)

Cy
st

ic 
fib

ro
sis

Am
yo

tr
op

hi
c l

at
er

al
 sc

le
ro

sis

Gl
io

bl
as

to
m

a

Sp
in

al
 co

rd
 in

ju
ry

Le
ish

m
an

ia
sis

Sm
al

l c
el

l lu
ng

 ca
nc

er

Ch
ik

un
gu

ny
a

N
eu

ro
bl

as
to

m
a

Pl
ag

ue

Ch
ol

er
a

Sc
hi

st
os

om
ia

sis

Av
ia

n 
in

flu
en

za

Id
io

pa
th

ic 
pu

lm
on

ar
y 

fib
ro

sis

Do
w

n 
sy

nd
ro

m
e

M
ul

tip
le

 m
ye

lo
m

a

Sy
st

em
ic 

lu
pu

s e
ry

th
em

at
os

us

Ty
ph

oi
d

Ra
bi

es

M
ed

ul
lo

bl
as

to
m

a

Du
ch

en
ne

 m
us

cu
la

r d
ys

tr
op

hy

Af
ric

an
 tr

yp
an

os
om

ia
sis

Ye
llo

w
 fe

ve
r

Re
tin

iti
s p

ig
m

en
to

sa

Te
ta

nu
s

Di
ph

th
er

ia

De
ng

ue
 fe

ve
r

Se
ve

re
 a

cu
te

 re
sp

ira
to

ry
 sy

nd
ro

m
e

O
st

eo
sa

rc
om

a

Ri
ft

 v
al

le
y 

fe
ve

r

Le
pr

os
y

As
pe

rg
illo

sis

Sy
st

em
ic 

sc
le

ro
sis

Ly
m

ph
at

ic 
fil

ar
ia

sis

La
ss

a 
fe

ve
r

Le
pt

os
pi

ro
sis

Pr
im

ar
y 

cil
ia

ry
 d

ys
ki

ne
sia

Pr
ee

cla
m

ps
ia

Fo
llic

ul
ar

 ly
m

ph
om

a

Gi
an

t c
el

l a
rt

er
iti

s

Pl
eu

ra
l m

es
ot

he
lio

m
a

Ep
en

dy
m

om
a

Ly
m

e 
di

se
as

e

M
el

io
id

os
is

Hu
nt

in
gt

on
 d

ise
as

e

Tu
be

ro
us

 sc
le

ro
sis

 co
m

pl
ex

Q
 fe

ve
r

Rh
ab

do
m

yo
sa

rc
om

a

Dr
av

et
 sy

nd
ro

m
e

M
ul

tip
le

 sy
st

em
 a

tr
op

hy

Ch
ol

an
gi

oc
ar

cin
om

a

N
om

a

W
ho

op
in

g 
co

ug
h

Re
tin

ob
la

st
om

a

Gr
af

t v
er

su
s h

os
t d

ise
as

e

Fr
ag

ile
 X

 sy
nd

ro
m

e

Ti
ck

-b
or

ne
 e

nc
ep

ha
lit

is

Pl
ac

en
ta

l in
su

ff
ici

en
cy

Ac
ut

e 
liv

er
 fa

ilu
re

O
st

eo
ge

ne
sis

 im
pe

rf
ec

ta

Pr
im

ar
y 

sc
le

ro
sin

g 
ch

ol
an

gi
tis

Au
to

so
m

al
 d

om
in

an
t p

ol
yc

ys
tic

 k
id

ne
y 

di
se

as
e

Pr
og

re
ss

iv
e 

su
pr

an
uc

le
ar

 p
al

sy

Jo
ub

er
t s

yn
dr

om
e

Ja
pa

ne
se

 e
nc

ep
ha

lit
is

O
nc

ho
ce

rc
ia

sis

De
rm

at
om

yo
sit

is

Di
ff

us
e 

in
tr

in
sic

 p
on

tin
e 

gl
io

m
a

Po
st

er
io

r c
or

tic
al

 a
tr

op
hy

Ac
ut

e 
lu

ng
 in

ju
ry

M
yc

et
om

a

Ly
nc

h 
sy

nd
ro

m
e

Bo
tu

lis
m

Re
tt

 sy
nd

ro
m

e

Ch
on

dr
os

ar
co

m
a

Ju
ve

ni
le

 d
er

m
at

om
yo

sit
is

Lis
te

rio
sis

Al
le

rg
ic 

br
on

ch
op

ul
m

on
ar

y 
as

pe
rg

illo
sis

Co
m

pl
ex

 re
gi

on
al

 p
ai

n 
sy

nd
ro

m
e

N
as

op
ha

ry
ng

ea
l c

ar
cin

om
a

Ch
or

oi
de

re
m

ia

Br
uc

el
lo

sis

Ad
re

no
co

rt
ica

l c
ar

cin
om

a

In
fe

ct
iv

e 
en

do
ca

rd
iti

s

St
ar

ga
rd

t d
ise

as
e

An
ap

la
st

ic 
la

rg
e 

ce
ll l

ym
ph

om
a

Cr
yp

to
sp

or
id

io
sis

U
ve

al
 m

el
an

om
a

M
en

in
gi

om
a

Po
lio

m
ye

lit
is

Im
m

un
e 

th
ro

m
bo

cy
to

pe
ni

a

Va
ria

nt
 C

re
ut

zf
el

dt
-J

ak
ob

 d
ise

as
e

Co
ck

ay
ne

 sy
nd

ro
m

e

Xe
ro

de
rm

a 
pi

gm
en

to
su

m

C3
 g

lo
m

er
ul

op
at

hy

Se
m

an
tic

 d
em

en
tia

Pr
ad

er
-W

illi
 sy

nd
ro

m
e

Ch
or

do
m

a

Cr
an

io
ph

ar
yn

gi
om

a

Pr
im

ar
y 

bi
lia

ry
 ch

ol
an

gi
tis

Sa
rc

oi
do

sis

Ce
re

br
al

 v
isu

al
 im

pa
irm

en
t

Hi
st

op
la

sm
os

is

M
O

DY

Gr
an

d 
To

ta
l

University College London 7 21 5 3 1 7 6 2 2 9 2 9 1 1 7 1 1 1 1 3 1 1 2 3 4 1 5 1 1 2 1 1 5 1 2 1 2 1 125

University of Oxford 8 7 3 4 7 2 2 1 2 2 6 1 4 3 5 3 2 2 3 2 2 1 1 1 2 2 2 2 4 2 1 1 2 1 1 1 1 1 1 1 1 1 1 2 3 107

University of Edinburgh 5 9 7 8 2 2 1 2 4 2 6 1 3 4 2 2 4 1 1 2 1 1 1 2 1 2 1 2 1 4 1 4 1 2 1 1 1 1 1 1 1 99

Imperial College London 14 1 1 6 3 3 7 1 1 2 1 4 3 2 2 2 2 1 1 1 4 2 1 1 1 1 1 2 1 1 1 1 2 2 1 1 1 2 2 1 1 88

University of Cambridge 10 3 6 6 1 2 1 2 3 3 1 1 2 1 1 3 1 1 1 1 2 2 3 1 2 1 2 1 1 1 1 1 2 1 2 1 3 1 2 80

King's College London 12 2 5 1 3 7 2 5 1 3 2 1 2 2 1 1 1 1 1 1 1 1 56

University of Glasgow 1 10 5 4 1 1 5 3 1 1 4 2 1 1 1 1 1 3 1 1 1 1 1 2 1 54

University of Liverpool 7 9 1 4 2 1 1 2 1 1 1 1 2 1 2 2 1 1 1 3 2 1 1 3 1 1 53

University of Manchester 10 1 2 1 1 2 1 1 1 1 4 2 5 4 1 1 2 1 1 2 1 1 46

Newcastle University 4 1 4 5 1 3 1 1 1 7 1 2 1 1 1 6 1 1 3 45

University of Nottingham 2 1 7 3 1 1 7 1 3 2 1 1 1 2 2 1 5 1 1 43

University of Sheffield 2 12 2 2 5 1 3 3 1 1 1 1 1 1 3 1 1 1 1 43

University of Leeds 2 1 6 3 1 1 3 2 3 2 4 1 1 1 1 1 2 1 1 37

London School of Hygiene & Tropical Medicine 2 4 1 4 1 10 1 2 2 1 1 1 2 1 1 1 1 36

University of Birmingham 2 3 1 2 5 1 1 2 2 1 3 2 1 2 2 1 1 2 1 1 36

University of Southampton 2 4 1 2 1 6 4 2 2 2 2 1 2 1 1 1 34

University of Warwick 6 1 1 2 1 1 1 1 1 1 2 1 2 1 2 2 1 1 28

University of Exeter 4 2 2 1 1 1 3 1 1 1 1 1 1 1 1 1 1 24

Liverpool School of Tropical Medicine 3 4 2 1 5 3 1 4 1 24

University of York 1 1 12 1 1 1 1 1 1 1 1 1 23

University of Bristol 4 1 1 2 3 1 1 1 1 1 1 1 1 1 2 1 23

Cardiff University 4 1 2 1 2 2 1 1 1 1 1 2 1 1 1 22

Queen's University Belfast 11 2 1 2 1 2 19

University of Aberdeen 2 4 2 1 1 1 2 2 1 1 17

Queen Mary University of London 2 1 2 1 1 1 3 1 1 1 1 1 16

Institute of Cancer Research 2 2 1 1 3 1 2 1 1 14

The Pirbright Institute 2 1 8 1 12

University of Sussex 2 1 1 1 1 1 1 3 11

Durham University 4 1 1 1 1 1 1 10

Kleijnen Systematic Reviews (United Kingdom) 1 1 1 1 2 2 1 9

University of Leicester 2 1 1 2 1 1 1 9

Lancaster University 1 1 1 2 1 1 1 8

University of Dundee 1 3 1 1 1 1 8

University of Plymouth 1 1 1 2 1 2 8

St George's, University of London 1 2 1 1 1 1 1 8

The Francis Crick Institute 3 1 1 1 1 7

Royal Veterinary College 1 2 1 1 1 1 7

University of East Anglia 1 1 2 1 1 6

University of Bath 1 1 1 1 1 1 6

University of Surrey 1 1 1 1 1 1 6

University of Strathclyde 1 1 1 1 1 1 6

Animal and Plant Health Agency 1 2 1 1 1 6

University of Greenwich 1 1 1 1 1 5

National Institute for Biological Standards and Control 1 1 1 1 1 5

University of St Andrews 3 1 1 5

Royal Brompton & Harefield NHS Foundation Trust 2 1 1 1 5

Oxford University Hospitals NHS Trust 1 1 2 1 5

Royal National Orthopaedic Hospital 1 1 1 2 5

Leeds Teaching Hospitals NHS Trust 2 1 1 1 5

Keele University 2 2 4

Plymouth Marine Laboratory 2 1 1 4

Guy's and St Thomas' NHS Foundation Trust 1 1 1 1 4

University of Stirling 1 1 1 1 4

UK Ctr for Ecology & Hydrology fr 011219 1 1 1 1 4

University of the West of England 1 1 2 4

University of Ulster 2 2 4

Heriot-Watt University 1 1 2 4

Royal Devon & Exeter NHS Foundation Trust 2 1 3

Manchester Metropolitan University 2 1 3

Birkbeck, University of London 1 1 1 3

Public Health England 1 1 1 3

Papworth Hospital NHS Foundation Trust 1 1 1 3

Royal Orthopaedic Hospital 1 1 1 3

University Hospitals Bristol NHS Foundation Trust 1 1 1 3

Great Ormond Street Hospital for Children NHS Foundation Trust 1 1 1 3

Wellcome Sanger Institute 2 1 3

Bangor University 1 1 1 3

Vecotech Limited 1 1 1 3

Nanogenics Limited 1 1 2

Stablepharma Limited 1 1 2

University of Malawi 1 1 2

University Hospital Southampton NHS Foundation Trust 1 1 2

MRC Harwell Institute 2 2

Oxular Limited 1 1 2

Perspectum Ltd 1 1 2

Fondazione Centro San Raffaele 1 1 2

Christian Medical College & Hospital 1 1 2

Imutex Limited 1 1 2

University of Salford 1 1 2

NHS Greater Glasgow and Clyde 1 1 2

Proaxsis Ltd 2 2

Glasgow 1 1 2

Uganda Virus Research Institute 2 2

School of Oriental and African Studies 2 2

York University 1 1 2

Intensive Care National Audit & Research Centre 2 2

St. Jude Children's Research Hospital 2 2

International Centre of Insect Physiology and Ecology 2 2

De Montfort University 1 1 2

Johns Hopkins University 2 2

University of Reading 1 1 2

Sheffield Teaching Hospitals NHS Foundation Trust 1 1 2

Monash University 1 1 2

Kenya Medical Research Institute 1 1 2

ReNeuron (United Kingdom) 2 2

Cambridge University Hospitals NHS Foundation Trust 1 1 2

MRC Laboratory of Molecular Biology 1 1 2

Great Ormond Street Hospital 1 1 2

Trinity College Dublin 2 2

University of Kent 1 1 2

University of Toronto 1 1 2

Aston University 1 1 2

Diagnostig Ltd 2 2

Chain Biotechnology (United Kingdom) 2 2

Leaf Systems International Limited 1 1 2

Institut Pasteur de Madagascar 1 1 2

Workout Online Ltd 2 2

University of Bradford 1 1 2

British Medical Association 1 1 2

Royal Holloway University of London 2 2

Grand Total 128 87 70 67 55 51 41 39 37 37 36 35 34 32 32 26 26 25 23 23 20 19 19 16 16 15 15 14 14 14 13 12 12 12 12 11 11 11 10 10 9 9 8 8 8 7 7 7 7 7 7 7 6 6 6 6 6 6 6 6 6 6 6 6 6 6 6 6 5 5 5 5 5 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 4 3 3 3 3 3 2 2

- - - Disease name - - -
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The Challenge & Opportunity

1 award

2-4 awards

5+ awards

 UK has real strengths in RDR, but these 
are distributed

 Strategic Steering Group: opportunity 
through coordination

 Create ‘critical mass’ linking to key 
stakeholders (including patients, industry, 
policy and beyond)



Aims of the UK RDR Platform
Coordinate broad benefits:

 Greater coordination and cohesion of UK RDR
 Visible accessible entry point for stakeholders and new partners
 Strengthen links and maximise value with existing networks and major investments

Enable focused advances
 address blockers of progress across pipeline, pilot work, de-risk next steps
 increase competitive response mode and strategic bids



A. One central administrative HUB 
Single point of contact, web presence, annual Network 
meeting/workshops, supports nodes & governance

B. ~10 domain-specific NODES (3 shown, lozenges)
Based on a specified, tractable opportunity, including:
• cross-disease clusters/groupings
• development or application of common tools, 

technology, methods or disease management 
• cross-cutting issues

C. Each node delivers 2-3 PROJECTS (circles)
Specific deliverables identified as valuable for the UK 
RDR community. 

D. Network activities (open to all)
delivered by Hub, Nodes and other partners. 

Platform Structure



Call for Nodes – Remit and Scope
In scope Out of scope

Domain Tractable opportunity in RDR, e.g.:
• cross-disease clusters/groupings
• development or application of common tools, 

technology, methods or disease management 
• cross-cutting issues

Single disease or focus on common 
disease stratification

Team RDR researchers spanning disciplines & 
institutions to address domain

Duplication of existing 
networks/investments

Networking & 
Coordination

Across relevant researchers, existing 
investments, patients & wider stakeholders

Bids lacking appropriate networking and 
coordination

Projects Up to 3 projects (each 1-2 years, max 3) to 
de-risk future funding & remove obstacles

Projects suitable for response mode
Animal model development



Call for Nodes – Funding
 £12m: 10 Nodes (this call) and coordinating Hub over 5 years
Each Node: 0.8-1.0m (up to 1.25m max) (80% FEC)
Eligible costs:
 Salary PI/CoI (time directing Node)
 Project management (up to 0.5FTE)
 Coordination (conferences, engagement…)
 Projects: Up to 3, duration 1-2 years

Ineligible costs:
• salary costs for advisory group members
• equipment
• relocation costs
• publication costs
• PhD stipends



What the panel will look for…
• compelling tractable opportunity with impact in the identified ‘domain’

• suitability and inclusivity of the proposed project team and planned partners/stakeholder 

engagement

• coordination activities that will enable the community and deliver benefits including:
• effective networking & strategic coordination
• sustained impact (by bringing together an enduring community)
• underpinning competitive funding applications
• enabling access to infrastructure

• projects that are deliverable, with an acceptable level of risk and plans to co-develop the work.

Panel will ensure thematic spread, national diversity and non-duplication across node applications.



CALL 
LAUNCH 

19TH AUG

WEBINAR, 
AND 

LINKEDIN 
GROUP 

OPEN 7TH 
SEPT

OUTLINE 
DEADLINE 
8TH NOV

INVITE TO 
FULL 

PROPOSAL 
DEC 2022

NETWORKING 
WORKSHOP 

11TH JAN

FULL 
PROPOSAL 
DEADLINE

MID-FEB 
2023

PANEL 
MEETING 
MAR 2023

AWARDS 
START

JUL 2023

Call timeline and process

To
da

y

• select competitive ideas 
• shape proposals for 

cohesive platform

Connect and 
shape full 
proposals

Select Nodes



Q&A
Call page: Establish an integrated UK 
Rare Disease Research Platform: nodes 
– UKRI

Email: rarediseaseresearch@mrc.ukri.org

LinkedIn: https://www.linkedin.com/groups
/12708006/

https://www.ukri.org/opportunity/establish-an-integrated-uk-rare-disease-research-platform-nodes/
mailto:rarediseaseresearch@mrc.ukri.org
https://www.linkedin.com/groups/12708006/
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