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Research
Delivery Hub

Who we are
and what we
offer?

oo OO OO0 OO OO

Commercial Site ID service

Horizon scanning — Research opportunities
Specialty Lead review and triage
Dedicated Heads of Research Delivery

Social Care, Primary Care and Secondary Care
networks

Contracts — Review and advice service

Costings — ICT, AcoRD specialists, ETC budget
management

Dedicated Research Managers and Coordinators
Booking and Support Team

Communications — National service and
coordination

National RDOG and RMOG meetings



Models of
Working

Research Delivery hub

Once for Wales

One Site Wales
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Q. One Site Wales Unanlls
A

Sponsor
Organisation

TR

One Wales
Lead site & PI TINTT

One Site Wales is a research delivery model where multiple T
locations or Health Boards all contribute to a study as one
national delivery team with one shared recruitment target.



o Observational study to assess a multi-cancer

mchwil lechy . . . . . .

d cenom  BONAIIJMID @ early detection test in individuals referred with
signs and symptoms of cancer

4 Research Wales

Key outcomes

Sponsor 8 Rapid setup and delivery of the trial

Organisation

8 Wales recruited 1161 against a target of 700
Target achieved in 3 months

8 Delivery teams across 19 hospital sites
contributed to the One Wales site

“Thank you for the terrific contribution from
UNIVERSITY OF .
OXFORD One Wales Wale§ to SYMPLIFY — with over 20% of total
: recruitment and comfortably exceeding your
Lead site & Pl . e
target it has been terrific.
Prof Dean Harris Prof Mark Middleton, SYMPLIFY Chief

Investigator, University of Oxford
Prof Tom Crosby ’ /



Health and Care

8:232::%';;':? Evaluate aspects of adherence to a single-inhaler triple

weaawies  th@rapy (SITT) as maintenance treatment of asthma

Commercial
Sponsor
Organisation

~

A

—m Healthy Prestatyn
A

—m Ely Bridge Surgery

A
_m The Practice of Health

h A
T Cardiff & Vale UHEB

A
_m Whitchurch Village Practice

A
—ﬁ Prince Philip Hospital

A
—ﬁ St Thomas Surgery

O OO OO OO OO OO OO

Key outcomes

Networked approach

Real world obs study

Create commercial income
Flexible target

Over/under recruit

Shared review / contracts
Best practice and successful
recruitment methods



Health and Care Children’s Hospital for Wales
rch Wales Ybyty Plant Cymru

8 tlecs Noaks Avk ('

Industry collaboration at the NACHfW

Rhian Thomas-Turner
R&D Lead, Noah’s Ark Children’s Hospital for Wales

Dr Phil Connor

Specialty Lead, Health and Care Research Wales
R&D Lead, Children and Women Clinical Board,
Cardiff and Vale UHB



https://theconversation.com/why-children-should-study-philosophy-23404
https://creativecommons.org/licenses/by-nd/3.0/

Cross sector
working

Industry requirement under the
Paediatric Regulation

Multi-stakeholder collaboration

EFGCP/MRC
projects

— collaborative
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Cross-sector
working

e 1 e g e ey s g

_ %) Mentee Login =~ |
Academy of
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tus  Fellows Policy Grantsand Programmes  Publications  People #medscilife Searc

GpGritO Solutions - Sectors - Atom5™ Platform - Therapy Areas - Publications - About Aparito

Grants and Programmes >  Programmes > Cross-Sector Programme - network, connect, colaborate

@
i

-Sector Programme - network, connect, collaborate

emy of Medical Sciences Cross-
ogramme will bring together
sand researchers from different
romote health innovation.

ates

i-Sector Programme launched

sember 2022 Aparito were fortunate to have the brilliant Rhian Thomas-Turner join us on secondment in the capacity of
Head of Academic Partnerships.

event took place on 20 April

ardiff, Wales.

, health professionals, regulators, policymakers and patients and the public need
ther to solve the major challenges facing healthcare. Our research shows there KeY contacts

Impact Factor: 2.599 / 5-Year Impact Factor: 2.989 JOURNAL HOMEPAGE

e November S, 2022

edicines: Improving regulatory guidance

2

Share options :f:i:"jl Information, rights and permissions n’r}/j Metrics and citations

SAGE

rials are completed, even when identical drug D|SClpI]

. This has resulted in significant delays in the H u bs
ss to beneficial drugs. This study sought to Read the

oned in regulatory guidance documents as they latest conten
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Harmonie Study

RSV study - condition has a big
impact on children and the NHS every
winter

Antibody vaccine (Nirsevimab)

Phase Ill study with the aim of
reducing severe RSV/hospitalisation
in infants

Results showed that the vaccine
reduced all hospitalisation by 83%
Pump prime funding — up to £100,000
to spend to fund staff for the project




Ymchwil lechyd
a Gofal Cymru

Health and Care
Research Wales

Vertex

 First paediatric study was Galileo

* Phase Il study — long term effects
of Kaftrio in children with CF 6
years and over

« For our patient — reduced
hospitalisation

« Two new studies offering access to
younger age groups
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Children and adolescents - FLT3
positive /AML

First global recruit to the study, two
recruits to date

Patient opportunity to access
Innovative therapy

Cost saving to the NHS
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MediWales

Jamie.duckers@wales.nhs.uk

g
. Residence of patient X
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0 s The journey to Improved Survival (+life unlimited with
¢) izt CF)

Age (years)

Research Wales S .
QAILY{:JEXPRE?S“” Stratified/Precision
e L ta T Medicine for CF Symkevi
E‘E:B’ﬁ w?.‘ | Orkambi
?“ AN @ S Ol ! Ivacaftor
: Yo f'@‘u Colobreathe
. ATHANK YOUF J
FFOR SAVING
=7 :
- = OUR LIVES =
Yo am L HTS
25 Inhaled Tobramycin
20 rhDNase
i ~ Inhaled colistin
15 antipseudomonal antibiotics
10 7| 1st pathologic antistaphylococcal antibiotics
5 - description Airway clearance
0
Q Q Q
Q Q © N AQ > O O N
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Restore CFTR Protein | Learn more»
Modulators and nonsense readthrough therapies MUCOCIII&I’y Clearance Leammore

eraplies

Genetic Therapy Learn more:s

Gene therapy, RNA therapy, and antisense oli

jonucleotit

Pre-clinical Phase One Phase Two Phase Three To Patients Pre-clinical Phase One Phase Two Phase Three To Patients

Elexacaftor + tezacaftor + ivacaftor (Trikafta®) »
®

Pre-clinical Phase One

4D-710 »

VX-522 mRNA >

Lumacaftor + ivacaftor (Orkambi®) »

Spirovant Sciences »

Tezacaftor + ivacaftor (Symdeko®) »

-6988 (formerly ETDO02) »

SpliSense »

caftor + tezacaftor + deutivacaftor »
Arcturus Therapeutics »

ELX-02 » Anti-Inflammatory | Leam more:

- Sionna Therapeutics > Pre-clinical Phase One Phase Two Phase Three To Patients
Icagen » High dose ibuprofen for CF »

) Brensocatib »
- Reata Pharmaceuticals »

Carbon Biosciences »

Carmine Therapeutics >

Nanite »

Southern Research » LAU-7b »

Pioneering Medicines »

Lonodelestat (formerly
POLE014) »

ReCode Therapeutics »

SalioGen Therapeutics »

Tobramycin Inhaled Powder (TOBI® Podhaler™) > v

., Intravenous Gallium »
Nutritional-Gl | Learn more Eesrmaimee. .

Pre-clini Phase One >hase Two

AQUADEKS »

Inhaled Nitric Oxide (Lung GO) »
ReLiZORB® » [ T ——_—
Adrulipase (formerly MS1819-SD) » Lefamulin (Xenleta™) >
) oica murepavaain -
Anagram Therapeutics (formerly Synspira Therapeutics) »

Kinnear Pharmaceuticals »

- N ——

Respirion Pharmaceuticals »
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) e Progress In CF = success of research model

/4 Research Wales

. : - Cysti
Embedding research into i vy
clinical care

« Engagement with charities .. :

J g_ CF Clinical Trials

« Coordinated approach- Conference
networks CF Trials: building

on the new norm
¢ PPI PPI PPI Cardiff, Wales

 Engagement with sponsors Friday 3 March 2023

* Power of registry data
* Power of biobanks

Bwrdd lechyd Prifysgol
Caerdydd a'r Fro

Cardiff and Vale
University Health Board

A\ GIG
Y7 NS
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Research Wales

* Improved healthcare outcomes for those
In research

 Benefits for centre and stalff:

* morale in team- R+D award
« firstinto research grants
» learning and sharing good practice

« MDT/ clinics/ regular meetings

« Website

* 10 completed commercial trials

4 current commercial/ 4 non commercial

« 3 commercial in set up including early
phase MRNA and gene therapy on ward




Ymchwil lechyd

{ aemce NEtworks: CF Clinical Trials Accelerator Platform / ECTN

“‘ Health and Care
4 Research Wales

27 centres

57 CF centres

EQUITY OF ACCESS TO LATEST TRIALS ' 17 different countries
*  89% of UK CF population 21500 CF patients

6 Early Phase centres

25 CTAP Trial Coordinators
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PPI leads to better recruitment and retention rates
Involvement activity provides significant insight that
could otherwise not have been accessed or
considered whereupon material changes are made to
trial designs or other projects

Mutually beneficial for investigators and the CF
community: the community feel valued and
empowered

The CF Trust Involvement Group are an established
group of CF representatives (>50 people with CF, and
parents of children with CF) ready to share their lived
experience to support Sponsors and researchers with
study design and delivery

In 2022, 100% of sponsors strongly agreed that
involving the CF community improved their study

Patient & Public Involvement (PPI)

James
Lind
(% Alliance

Priority Setting Partnerships

mm LLCGEEOM Top 10s | JLA Guidebook | News and Publications | Making a difference I

» The PSPs » Cystic Fibro:

<

Cystic Fibrosis

B

ASK AN EXPERT
©

B o
in
Alianee FIbrosIsTmM-

m University of
|_Sl Nottingham Your top 10 refreshed
UK CHINA | MALAYSIA CF vesearcly priovities
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Find, out move aoout CF qe.V\eA-ic Huarapie.s
Clinical Trials Hub

. T CF Professionals FAQs on genefic

ere you can fnind (ots of information on PO .
the Clinical Trials Accelerator Platform, WNV\IV\G‘ vesouwces on MG’PU\ clinicad +vials
with links to the CF Trials Tracker so you qey\e:hc Therapies

can search for trials you might like to take
partin.

Read our Frequently Asked Questions on
enetic therapy clinical trials, topics range from

We've compiled a list of resources for CF 9 Py P o

can | take part, to what will be involved
professionals - or anyone — to learn more
about genetic therapies and Advanced
Therapeutic Medicinal Product [ATMP) trials
They range from a 10 minute read and short

video clips to recordings of 1 hour webinars.

Learn more about genetic therapies and
ATMPs Find out more

* Introduction to
clinical trials

+ Case studies

* FAQs

* Trials Tracker
database

Reseawrch, in focus on
genenic thevapies

Qur Research in focus report on genetic
therapies contains an overview of why we need
genetic therapies for CF, how they may work

and progress made so far

Read the report

@ Who could benefit from genetic theraple...




Research Wales

e SUPpPOrting Sponsors: CTAP/ ECTN

Medicines Discovery Catapult and Cystic
Fibrosis Trust join forces to drive drug-
discovery and address urgent unmet need

Cystic Fibrosis Syndicate in Antimicrobial
Resistance launches

Target Product Profiles

Fibrosis Tvuat
UK CF Clinical Trials ) .
Accelerator Platform <g |
( e fj )
What we do...

A guide for sponsors, CROs
nd researcher:

Uniting for a life unlimited,

Support identification of recruitment & referral
centres

Research oversight board and protocol review
Centralised Feasibility Review — national and
centre specific

Aligned with ECFS-CTN

The aim of ECFS-CTN is to intensify clinical research in the area of CF and to
bring new medicines to people with CF as quickly as possible.

Tallal] 1 Increases cooperation between the whole CF community (people
UK Lead ClInICIan and bUSIneSS development @ with CF, patient organisations, pharmaceutical industry and
manager academic researchers)
Cystic

Fibrosis Tvuat

O Q Shares expertise across countries to standardise research
procedures and measures

UK CF Clinical Trials Accelerator ) -
Platform (CTAP) P
e Q W Accelerates study feasibility and setup
(O} ( LD
. s
L]
O ( § Encourages high quality research by training staff and monitoring
® site performance
[ XX
4 asa

Uniting for a life unlimited,
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ACE-CF: Artificial Intelligence to
Control Exacerbatlons in adult CF

n and Damian S

|t|ona| adult CF centres:
Edinburgh (South E

Q G IG Bwrdd lechyd Prifysgol
= ,' a 1 | Caerdydd a'r Fro
" N HS Cardiff and Vale %
b &5 1 University Health Board Caring for People, Keeping People Well
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p f Qrisk 3 healthy heart age by age by type N w - - -
Pilot study to evaluate the use of dry chlorine dioxide
type - a “g- -
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_ ., gas for sterilisation of virtual reality headsets
h .
:
H
I
4
¢ e ﬂ' VIRTUAL REALIT Y USED IN HOSPITAL FOR
u ] , - CYSTIC FIBROSIS DISTRACTION THERAPYT
AGE e www.cysticfibrosisnews.com
Fig 1. A scatergram of the 207 patients a the ‘al Wales adulk CF centr” comparing thei Q risk 3 healthy heart ages (y-axis) agains thei actual ages (x-axi - vk
T

1.9 Body Mass Index (BMI) in adults for 2018 - 2021

The following graph shows the change in the proportion of people in each BMI group from 2018 to 2021
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Telomere Length (k)

CF PHYSIO EXERCISE ©
SERVICE: @

TALK TO US

N 07875565687 N
02921 825912/825913

cfvirtualclinic2.cav@wales.nhs.uk

Age (Years)



ikl teehyd « CF Pipeline incl early phase/

8 e VVhere next... gene therapies
f * Early links with sponsors,

researchers and CF Community
JLA priorities
Networks
PPI
Power of registries and biobanks
Repurposing of meds/ lessons for
other respiratory conditions/ rare
diseases
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“The CF child is born dying”

Patterson 1972 textbook

" Jamie.duckers@wales.nhs.uk
Fibrosis Trwat

&  Getinvolved | Trials Tracker

ded| hydP ifysgol
erdydd a’r Fro

C dff nd Vale
rsity Health Board
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Pharmacovigilance and working with Industry

The UK CF Registry pharmacovigilance
programme was Initiated in 2012
Completed 3 studies and 3 are ongoing

r=1 8 * The Registry has supported Post Authorisation
""':'“ . Safety and Efficacy Studies (PASS and PAES)
— 4 ° Long-term studies spanning several years of data

collection — up to 9 years.
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Benefits of working with the UK CF Reqistry

* Long-term monitoring of outcomes Iin patients prescribed

the drug
« Comparator groups of those not on drug can also be

analysed
« Historical data can also be accessed — e.g. historical

matched cohorts.

* Possible for us to add bespoke data collection variable ~
eg. Specific outcome measures, start/stop dates —~
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Independence Is paramount

« A UK lead investigator (a CF physician) will work
collaboratively with the company, providing input to the
study protocol, interpretation of results, and interim and
final reports.

« We will provide summary data only No patient level data
relating to individuals are provided to the pharmaceutical
companies.

« UK CF Registry statisticians conduct the analysis.

* |t also ensures the results of the analysis are agreed by
Independent experts.

Decisions on working with a
company, and the
development of agreements
that safeguard the integrity of
the Registry and the
anonymity of the data, are
made by the CF Registry
Steering Committee

(58
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Health and Care Research Wales

Research Delivery Hub
research-supportmystudy@wales.nhs.uk
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