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To improve health outcomes by 
leading and enabling high quality, 
innovative patient-focused clinical 
research

To accelerate experimental 
medicine research including 
access to and adoption of drugs, 
devices and diagnostic tests 
ensuring inclusivity across diverse 
patient populations, performing at 
a level comparable with the best 
international centers
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SJH-Wellcome-HRB CRF Evolution 
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1st Phase 1 Trial (outpatient)
1st Medical Device Trial 

HPRA Systems 
Inspection

First Phase 1 HPRA Inspection

First Phase 1 Trial (Inpatient)
First CCTU Trials in CRF

First Phase 2A Trial (ICU)

1st Gene Therapy Trial in Ireland

1st TCD sponsorship begins- DIFA
1st Containment Isolator operational

HRB-CAMI open
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• Mean Study Intensity 
is 4.5

(UK-CRF study intensity 
tool)

• 19 studies at highest 
intensity level (6)

• 2.3 fold increase in 
participant visits 
outside core hours. 

SJH-Wellcome-HRB Clinical Research Facility - Activity
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SJH-Wellcome-HRB CRF Capabilities

High Performing Clinical Trial Unit

Develop & Promote Academic Research

Training & Education

Patient Access & Engagement

Clinical Trial 
Expertise

Research
Pharmacy

Advanced 
Therapies 
Capability

Enabling the 
Academic Trial 

Ecosystem

Extensive 
Network 
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• Study start up
• Research nursing
• Quality & 

regulatory Affairs
• Pharmacy
• Budgeting & 

contracting

• Experienced 
research 
pharmacy 
service

• Aseptic 
compounding 
unit

• Advanced 
therapeutics suite

• Trial methodology 
expertise

• II Trial  experience
• Medical devices
• Sponsorship
• Grant writing

• Local
• International



CRI-VALVE
R-Ventricular probe 

for tricuspid 
incompetence

PROVERUM
Stent for 

symptomatic 
benign prostatic 

hyperplasia

SELIO
Hydrous gel sealant 
for biopsy-induced 

mediastinal 
pneumothorax

NEUROMOD
Bi-modal 

neuromodulation 
for conditions 

including tinnitus

Wellcome – HRB
Clinical Research Facility

SJH-Wellcome-HRB Clinical Research Facility – Capabilities



• GCP
• Clinical statistics training  
• MD / PhDs students
• Genetics/ genomics

• Research Nurse Training Programmes

• Research training of postgraduate medical 
practitioners: 

-Academic Intern / CRF-SHO
-ICAT

SJH-Wellcome-HRB Clinical Research Facility – Training



Local & National Relationships



International Relationships



Case Study – Haemophilia B Gene Therapy Trial

• Hemophilia B is an inherited coagulation 
disorder

• Hallmark  feature is Factor IX deficiency
• Results in easy bruising and bleeding tendency

• National Centre for Hereditary 
Coagulation Disorders is based at St 
James’s Hospital

• Dr Niamh O’Connell, Consultant 
Hematologist & PI



Case Study – Haemophilia B Gene Therapy Trial

• Phase III, open-label, single-dose, MCT 

• Adeno-associated viral vector containing the 
Padua variant of a codon-optimized human factor 
IX gene (etranacogene dezaparvovec; AMT-061)

• To demonstrate the non-inferiority of AMT-061 
compared to standard routine factor IX 
prophylaxis (during the lead-in phase) as 
measured by the annualized bleeding rate (ABR).

HOPE-B Phase 3 Clinical Trial in Haemophilia B

Figure Acknowledgement 
Nature Review 2021



Case Study – Haemophilia B Gene Therapy Trial

• Of 54 participants, 52 (96.%) 
discontinued and remained free of 
continuous highly active factor (FIX) 
prophylaxis from Day 21 to Month 24

• Compared with ≥6-month lead-in 
period mean ABR significantly 
reduced (64%) during months 7-24 
post-treatment

• Sustained FIX activity at Month 6 -
24 post-treatment



Case Study – Haemophilia B Gene Therapy Trial



Summary & Conclusion

• CRF at St James’s Hospital has significant experience in the conduct of 
industry sponsored & academic clinical trials

• Experience in the delivery of complex and early phase trials

• Advanced therapy medicinal products (ATMP) capability

• Strong focus on fostering academic research

• Keen interest in collaboration
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