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1. Introduction 
Independent, disease-based registries are a potential source of valuable safety and efficacy data on 
products. Ideally, when a significant number of patients are entered, registries are able to minimise 
selection bias. Disease-based registries enable data to be collected over a long period and allow 
comparison of products. Data on both previously treated patients (PTPs) and previously untreated 
patients (PUPs) can be collected, provided the initially different needs for monitoring are reflected. 

EMA is currently embarking on a strategy for patient registries. This initiative provides an appropriate 
starting point to consider what regulators need from haemophilia registries and also how to maximise 
the benefit to public health that can be derived from data collected in registries. The aim is to get the 
best capture of data in the EU and build on existing expertise in this area. 

It is proposed to work with stakeholders on this topic, commencing with this EMA workshop. 

2. Purpose of the workshop 

For new FVIII and FIX products, the Pharmacovigilance Risk Assessment Committee’s (PRAC) 
recommendations include enrolment in registries (e.g. EUHASS, PedNet). The workshop will discuss: 

• What is the key data that regulators would like to see coming out of these registries? 

• Are existing registries providing the data that regulators are looking for? 

• What is the rationale for different approaches in some cases (e.g. EUHASS, PedNet)? 

• How to maximise the benefit to public health that can be derived from data collected in 
registries? 

• It is desirable to have data from the different registries in a similar fashion so that data from 
different registries can be combined. How far is this achievable with the national registries? 

The aim will be to identify strengths and weaknesses of registries from the perspective of providing 
safety and efficacy data on products, and to consider approaches/initiatives to strengthen this. 
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3. Time and location of the workshop 

1.5 day meeting starting at 9.30am on Wednesday 1 July 2015 and finishing at approximately 1pm on 
Thursday 2 July 2015. (Closed session for regulators to finish at approximately 4pm on 2 July.) Room 
3A, European Medicines Agency, London. 

NB: EMA moved in 2014 to 30 Churchill Place, Canary Wharf, London E14 5EU 

4. Organisation of the meeting 

Organised by EMA (with Blood Products Working Party (BPWP), Pharmacovigilance Risk Assessment 
Committee (PRAC), Paediatric Committee (PDCO) and Committee for Medicinal Products for Human 
Use (CHMP) support). 

Correspondence to BPWPSecretariat@ema.europa.eu 

Experts from the European regulatory network will be able to listen by Adobe Connect and the 
workshop will also be recorded.  

5. Steering committee 

Experts from BPWP, PRAC and PDCO, and EMA staff 

Steering Committee: 

Anneliese Hilger, BPWP Chairperson 

Guenter K-H. Auerswald, PDCO 

Jacoline Bouvy, EMA 

Emilie Desfontaine, EMA  

Brigitte Keller-Stanislawski, PRAC 

Xavier Kurz, EMA 

Bengt Ljungberg, BPWP Vice-Chairperson 

Christoph Male, PDCO  

Dirk Mentzer, PDCO Chairperson 

Thorsten Olski, EMA 

Irene Papadouli, EMA 

Karri Penttilä, BPWP, COMP 

June Raine, PRAC Chairperson 

Kristýna Schneiderová, EMA 

Glenda Silvester, EMA  

Marijke van den Berg, BPWP 
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6. Participants 

Steering committee 

CHMP/PRAC/PDCO/BPWP (invited) 

FDA and Health Canada (link by Adobe Connect for afternoon sessions) 

US CDC: M. Soucie (link by Adobe Connect for afternoon sessions) 

Representatives from organisations of heath care providers and patients associations: ISTH (Flora 
Peyvandi), EAHAD (Mike Makris, Flora Peyvandi), EUHASS (Mike Makris), PedNet (Rolf Ljung and Elena 
Santagostino), EHC (Radoslaw Kaczmarek) and WFH (Mark Brooker) 

Industry representatives:  IPFA (Francoise Rossi), PPTA (Mary Gustafson and Dominika Misztela), 
Industry (1 representative per company) 

Representatives from Member State registries 

EMA biostatisticians: Andrew Thomson, Olivier Collignon  

European Commission: Meta Geibel (by Adobe Connect) 

7. Structure of workshop 

1.5 day open meeting followed by 2.5 hour closed session (regulators) on Day 2 

Draft agenda 

Chairperson: Anneliese Hilger 

No. Topic Speaker Timings1 

Day 1 

1. Introductory Session – setting the scene 

Aim of Session: To identify regulatory needs and discuss how well they are currently 
met, using Factor VIII and Factor IX products as an example. 

Rapporteurs: Karri Penttilä, EMA: Irene Papadouli/Thorsten Olski 

Purpose of the workshop and reflections on regulatory 
experience  

Anneliese 
Hilger    

09.30-09.50 

Paediatric investigation plans for FVIII and FIX 
products  

Thorsten Olski   09.50-10.05 

Focus on immunogenicity of FVIII and FIX products 
and general reflections on registries  

Marijke van 
den Berg 

10.05-10.25 

Safety of new products – do we have enough tools in 
place?  

Flora Peyvandi 10.25-10.45 

What is currently being requested in risk management 
plans (RMPs) for new products in terms of enrolment 
in registries?   

Brigitte Keller 
Stanislawski 

10.45-11.00 

                                                
1 Timings include time for 1-2 clarification questions at end of individual presentations 
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No. Topic Speaker Timings1 

Coffee break 11:00-11:20 

 Discussion 

What are the regulatory requirements and how well are they being 
met? 

• Limits in clinical data availability at time of Marketing Authorisation for 
products used in rare diseases 

• Gap between clinical data package leading to Marketing Authorisation, 
particularly with respect to PUPs, and long-term performance of the 
product. 

What is the key data that regulators would like to see coming out of 
registries? 

• Robust data to close the gap 

• Ideally every patient in a registry, especially PUPs 

• Key data: 

- Patient characteristics  

- longitudinal data covering product(s) used, treatment modalities, 
consumption of product, bleeding rates, adverse events 

11:20 – 
11.50 

2. Registries 

Aim of Session: On the basis of current experience, to consider how to maximise 
the benefit to public health that can be derived from data collected in registries. 

Rapporteurs: Marijke van den Berg/Christine Keipert, EMA: Jacoline Bouvy/ Kristýna 
Schneiderová 

Common framework for the presentations on specific registries:  

We would be grateful if speakers would follow the following proposed common framework for 
the presentations on specific registries as this will facilitate comparisons between the different 
registries and their objectives: 

• How the registry is organised and the types of data collected (the current data model) 
to be briefly covered including aim and structure of the registry, basic data parameter 
collected, transparency of parameters and data, responsibility, funding, access to data 

• Publications and achievements to be briefly summarised but no detail on actual data 
from the registries is expected 

• Strengths and weaknesses of the registry from the perspective of providing safety and 
efficacy data on products and consideration of approaches/initiatives to strengthen 
this. 

• Address specific questions raised for the discussion period (see below). 

EMA registry initiative  Xavier 
Kurz/Jacoline 
Bouvy 

11.50–12.10 

Registries – quantity vs quality, overview of situation 
in Europe  

Presentation on: Keipert, C., Hesse, J., Haschberger, B., 

Christine 
Keipert (PEI) 

12.10–12.30 
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No. Topic Speaker Timings1 

Heiden, M., Seitz, R., van den Berg, H., Hilger, A. and on 
behalf of the ABIRISK Consortium (2015), The growing 
number of hemophilia registries: Quantity vs. quality. 
Clinical Pharmacology & Therapeutics, 97: 492–501. doi: 
10.1002/cpt.83 

PedNet   

Please follow common framework described above. 

Rolf Ljung 12.30–12.50 

EUHASS  

Please follow common framework described above. 

Mike Makris 12.50–13.10 

French registry   

Please follow common framework described above. 

Roseline 
d’Oiron 

13:10-13:30 

Lunch break 13:30 – 14:30 

 UK National Haemophilia Database   

Please follow common framework described above. 

Charles Hay 14:30-14:50 

US CDC perspective 

Please follow common framework described above. 

Soucie JM, Miller CH, Kelly FM, Payne AB, Creary 
M, Bockenstedt PL, Kempton CL, Manco-Johnson MJ, Neff 
AT; Haemophilia Inhibitor Research Study Investigators, A 
study of prospective surveillance for inhibitors among 
persons with haemophilia in the United States. 
Haemophilia, 2014 Mar;20(2):230-7. doi: 
10.1111/hae.12302. Epub 2013 Nov 22. 

 

Mike Soucie 14.50-15.10 

Pros and cons of observational data  Brigitte Keller 
Stanislawski 

15:10-15:30 

Discussion 

Strengths and weaknesses of registries from the perspective of 
providing safety and efficacy data on products, and consideration of 
approaches/initiatives to strengthen this: 

• Are existing registries providing the data that regulators are looking 
for? 

• What is the rationale for different approaches in some cases (e.g. 
EUHASS, PedNet)? 

• Concomitant Surveillance and/or prospectively defined longitudinal 
data collection?  

• It is desirable to have data from the different registries in a similar 
fashion so that data from different registries can be combined. How far 
is this achievable with the national registries? Is definition of a 
minimum data set the way forward (an ‘inter-operable model’). 

• Are all patients included in clinical trials allowed to be included in 

15:30-16:20 

http://www.ncbi.nlm.nih.gov/pubmed/?term=Soucie%20JM%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Miller%20CH%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Kelly%20FM%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Payne%20AB%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Creary%20M%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Creary%20M%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Bockenstedt%20PL%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Kempton%20CL%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Manco-Johnson%20MJ%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Neff%20AT%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Neff%20AT%5BAuthor%5D&cauthor=true&cauthor_uid=24261612
http://www.ncbi.nlm.nih.gov/pubmed/?term=Haemophilia%20Inhibitor%20Research%20Study%20Investigators%5BCorporate%20Author%5D
http://www.ncbi.nlm.nih.gov/pubmed/24261612
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No. Topic Speaker Timings1 

registries? 

• How to deal with overlapping of patient information from multiple 
sources (registries, clinical trials)? 

Coffee break 16:20-16:40 

3. Industry perspective 

Aim of Session: From the Industry viewpoint, what are the strengths and 
weaknesses of registries for providing data on specific products and on a product 
class, and how could this be improved? 

Rapporteurs: Karri. Penttilä, EMA: Irene Papadouli/Glenda Silvester 

Industry perspective on registries - IPFA Francoise Rossi  16:40-16:55 

Industry perspective on registries - PPTA Mary Gustafson 16:55-17:10 

Aspects to be addressed by IPFA and PPTA: 

• Experience with product specific and with disease-specific registries and their pros and 
cons 

• How to strengthen the outcome of registries? 

• How can industry contribute? 

Discussion  

All Industry representatives at the workshop are invited to actively 
participate in this discussion. 

Industry perspective on strengths and weaknesses of registries from 
the perspective of providing safety and efficacy data on specific 
products and on a product class, and consideration of 
approaches/initiatives to strengthen this. 

• How can Industry facilitate the work of registries? 

• What could be appropriate facilitation options e.g. technical tools, 
electronic diaries, apps etc? 

• Disease-specific registries follow the journey of the patient over the 
long-term, where each patient will usually receive more than one 
product during the period of investigation. What difficulties does this 
pose for Industry in interpreting findings from registries? How could 
such difficulties be addressed? 

17:10-17:40 

Close of Day 1  Anneliese 
Hilger 

17:40-17:45 

 Steering Committee meeting in room 3A 18:00-18:30 

End of Day 1 

~ 

Day 2 

 Welcome to Day 2  Anneliese Hilger 09:00-09:05 

4. Consensus and way forward 
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Aim of Session: Sum up and reflection on the first day, with the aim to agree on the 
way forward, and to see what consensus can already be reached. 

Rapporteurs: Bengt Ljungberg, EMA: Irene Papadouli/ Kristýna Schneiderová/Glenda 
Silvester 

Perspectives from patients and haemophilia treaters: 

Patients’ perspective – WFH Mark Brooker 09:05-09:20 

Patients’ perspective - EHC Radoslaw 
Kaczmarek 

09:20-09:35 

WFH and EHC presentations to include: 

• Experiences with the current practice of inclusion of patients in registries, what could 
be done better? 

• Who should have access to the data? 

EAHAD and ISTH perspectives 

 

Flora Peyvandi  09:35-10:05 

EAHAD and ISTH presentation to include: 

• Reflection on current practice with registries, pros and cons  

• Essential parameters to be collected 

• Important questions to be investigated by registry data 

• Who should have access to the data? 

• What could be done better? 

Discussion  

• What could be done better? 

• Proposals and possible approaches 

10:05-10:15 

Coffee break 10:15-10:35 

 Key points noted by Rapporteurs 

Session 1 Karri Penttilä 10:35-10:45 

Session 2 Christine 
Keipert 

10:45-10:55 

Session 3 Karri Penttilä 10:55-11:05 

Session 4 Bengt Ljungberg 11:05-11:15 

Discussion 

To discuss the key points identified and to move towards consensus 

11:15-11:35 

 Consensus points 

Anneliese Hilger with Marijke van den Berg/Bengt Ljungberg/Karri Penttilä to 
highlight 

11:35-11:45 

Agreement from workshop on consensus points 11:45-12:15 
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 Way forward 

Anneliese Hilger with Marijke van den Berg/Bengt Ljungberg/Karri Penttilä to 
summarise 

12:15-12:25 

Agreement from workshop on way forward 12:25-12:45 

 Summary and close of open session  Anneliese Hilger 12:45-13:00 

End of Day 2 – Open session 

Lunch break for Steering Committee and regulators participating in closed session 

13:00-13:45 

 Closed session for regulators in Room 3A 13:45-16:00 
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