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eurordis policy fact sheet - Rare Disease Patient Registries



Rare Disease Patient Registries Patient registries are on-going, exhaustive systems of data collection of patients with the same disease(s) from a geographically defined population over an extended period of time. By collecting patient data, patient registries constitute key instruments in supporting health service planning, increasing knowledge on rare diseases (RD) and support research by pooling data in order to achieve a sufficient sample size for epidemiological research, clinical research, surveillance of drugs used off-label, and post-marketing orphan drug surveillance. Patient registries are only one type of database collecting information on RD patients used to ask or answer research questions. Other types of databases include hospital databases, ad hoc surveys and observational studies, repositories of cases, and patient association databases which despite al having the purpose of collecting patient data, have different characteristics and applications1. Although very thorough and effective research infrastructures, patient registries are tools that require significant time and human resources as well as financial investment and sustainability. As such, collaborative efforts are paramount at the regional, national and international levels to establish, manage and derive outcomes from patient registries.



Why are patient registries required for rare diseases? The Communication from the Commission, “Rare Diseases: Europe’s Challenges”2 proposes that Member States (MS) put in place strategies based around ensuring mechanisms to gather national data on RD and pool it together with European counterparts. The Commission’s Council Recommendation on an Action in the Field of Rare Diseases3 accompanying this communication further highlights the importance for the development of research and healthcare infrastructures in the field of RD and given the requirement for long-lasting projects, underscores the need for appropriate financial efforts at the national level to ensure their sustainability. MS are recommended to consider supporting registries and databases at all appropriate levels, including the Community level whilst being aware of independent governance. The European Project for Rare Diseases National Plans Development (EUROPLAN) recommendations4 communicates the importance of MS to stimulate and support national initiatives in a European or international framework in the domain of registries and of their uses for epidemiology, health service planning and research purposes. 1 - Rare Disease Task Force Workshop on Patient Registries and Databases. March 13, 2008. www.eucerd.eu 2 - COM (2008) 679 Communication from the Commission to the European Parliament, the Council the Economic and Social Committee and the Committee of the Regions on Rare Diseases: Europe’s challenges. 3 - Council Recommendation of 8 June 2009 on an action in the field of rare diseases. 4 - Recommendations for the Development of National Plans for Rare Diseases – Guidance (draft June 2010). Final recommendations available on the EUROPLAN website, www.europlanproject.eu 5 - Cystic Fibrosis Foundation Patient Registry, Annual Data Report, 2008



Why are patient registries important to rare disease patients? Because of their low individual prevalence and the scarcity of information about each of them, the benefits of collaboration and maximisation of limited resources in establishing patient registries are most obvious for RD, especially for ultra RD for which expertise may only be available in a very small number of European countries. The motivation to share data in the field of RD is high for all stakeholders. For many RD, patient registries are the only existing sources of information about the natural history of the disease (i.e. symptoms, different patient profiles and evolutions), its epidemiology, optimal clinical and social management and quality of life outcomes. For RD where a registry exists, there is evidence that quality of care and life expectancy improves dramatically5. For all RD, performing epidemiological, clinical or social research to advance knowledge requires multicountry collaboration in the establishment of a registry in order to increase the number of patients included. Identifying and monitoring the care and treatment of patients across Europe and beyond can also better prepare the landscape for eventual drug clinical trials once new potential treatments arise as well as assess the real-world effectiveness of treatments outside the rigid context of a randomised controlled clinical trial.



eurordis policy fact sheet - Rare Disease Patient Registries Developing rare disease patient registries



Related issues



Establishment of truly representative and beneficial RD patient registries must begin with the acknowledgement of the need to collect data at the regional and national levels. The first step is establishing a network of specialists, researchers, patient organisations and when appropriate industry representatives. Data collection should be done in a harmonised way to allow linking to European and international data collection systems.



• Patient registries and biological resource repositories and databases pursue different specific objectives and use different methods but both pursue the same general objective of supporting genetic, biological and clinical research in a specific disease. Links between the two exist for some diseases such as several muscular dystrophies or cystic fibrosis and should be created for many additional RDs.



Several MS currently have existing systems for collecting RD data in general, even more have registries for single RD or groups of RD, but few of these are harmonised at the European (50 registries) and international (29 registries) levels6. Agreement on a minimum data set and support to interoperability of existing systems, if any, is a prerequisite for harmonised data collection at the national level and for European wide registries. New actions at the EU level are expected to lead to agreement on consensus policy scenarios on RD registries in the next 2 to 3 years (Epi-Rare Project; Opinion of the EU Committee of Experts on Rare Diseases). This would include a minimum common dataset for all RD registries across Europe. Also, a common or compatible ethical and legal basis across all MS in Europe would support harmonisation in getting ethical approval for the setting up of a registry and standardisation in collecting informed consent from patients across countries. Registries are expensive to establish and maintain. At present, many European RD patient registries supported by the European Commission are funded on a short-term contract basis, hampering the development of sustainable shared common infrastructures. A strong commitment of the European Commission and its MS is therefore necessary to overcome the current system based on calls for proposals. Even with longer-term solutions, public sources of support may never be able to adequately fund registries for all RD. And because of the rarity of RD (and thus their limited commercial interest) it is often unlikely that private sponsors take over the longterm funding of RD research infrastructures. To guarantee sustainability whilst insuring independent governance, public-private partnerships are encouraged. The independence of a registry depends on its governance. Funding from interest groups should be provided on an unrestricted basis, as the governance should reflect the concepts of responsibility and custodianship rather than ownership. Patient involvement is a key element in the successful establishment of RD patient registries and many patient groups are already very active in this role. RD patients and their representatives acknowledge the need to advance improvement in care and treatment and advance research when good standards of care and treatment do not exist. Patient groups want and are capable of being involved in registry development by contributing to the selection of data items collected, initiating the establishment of registries by creating partnerships with health professionals, collecting data (in particular about the impact of the diseases on their daily life) and coordinating selfreporting components, helping recruit patients to participate and helping recruit interested health professionals to input data. Patients should be involved in all levels of development, management and maintenance to best represent patient needs, increase awareness among all stakeholders of the existence of the registry and ultimately improving the quality and quantity of data collected.



• The creation of a registry can be a powerful tool to create and structure networks of experts, whether they be European Reference Networks of Centres of Expertise or national expert networks for RDs. In either case, the experts and centres of expertise involved are a primary source of data for registries. Current European examples include: nEUroped7, EHDN8, EPI-EPNET9, EURO-HISTIO-NET10 • Today, drug development, clinical trials and drug regulatory affairs are a very frequent reason to create a registry on a RD (either to develop a new medicine or for its post marketing surveillance). Specific recommendations have been communicated by the European Network of Centres for Pharmacoepidemiology and Pharmacovigilance (ENCePP)11 of the European Medicines Agency. • International cooperation is essential in the area of registries in order to reach the largest critical mass which is essential for epidemiology, clinical research on standards of care and multicentre international clinical trials on sub-populations of patients. • Data from existing RD patient registries is often underused. Centralised sources of information about existing RD patient registries (such as Orphanet) should be publically available in all MS to avoid duplication of efforts as it is unethical to use limited resources to duplicate efforts and ask patients to enter their data into more than one registry.



REFERENCES AND ADDITIONAL INFORMATION • European Commission. COM(2008) 679. Communication from the Commission to the European Parliament, the Council the Economic and Social Committee and the Committee of the Regions on Rare Diseases: Europe’s challenges. http://ec.europa.eu/health/rare_diseases/policy/legal/index_en.htm • European Commission. 2009/C 151/02. Council Recommendation of 8 June 2009 on an action in the field of rare diseases. http://ec.europa.eu/health/rare_diseases/policy/legal/index_en.htm • EURORDIS (2006). 5th Workshop of the Eurordis Round Table of Companies: «Rare Disease Patient Registries: an Essential Tool in the Development of Therapies?» http://www.eurordis.org/IMG/doc/Concept_Paper_ERTC_wshop_20nov06.doc • EURORDIS (2009). Annual Membership Meeting Athens - Workshop 2 : Patient Databases and Registries http://archive.eurordis.org/article.php3?id_article=1776 • EURORDIS (2010). European Conference for Rare Diseases – Krakow. Theme 3: Science from the bench to the bed side - Databases and Registries. http://www.rare-diseases.eu/2010/Third-day-may-15th • EURORDIS (2011). EURORDIS Partners New European Registries Project. http://www.eurordis.org/content/eurordis-partners-new-european-registries-project • Gliklich RE, Dreyer NA, eds. (2010) Registries for Evaluating Patient Outcomes: A User’s Guide. 2nd ed. AHRQ Publication No.10-EHC049. Rockville, MD: Agency for Healthcare Research and Quality. http://www.effectivehealthcare.ahrq.gov/ehc/products/74/531/Registries%20 2nd%20ed%20final%20to%20Eisenberg%209-15-10.pdf • EPPOSI (2009) EPPOSI Workshop on Registries for Rare Disorders http://www.epposi.org/upl/1/en/doc/Registries%202009%20final.pdf • Orphanet. Orphanet Report Series – Disease Registries in Europe – January2011. http://www.orpha.net/orphacom/cahiers/docs/GB/Registries.pdf



6 - Orphanet Report Series – Disease Registries in Europe – January 2011 7 - European Network on Rare Paediatric Neurological Diseases, http://www.neuroped.eu/ 8 - European Huntington’s Disease Registry, http://www.euro-hd.net/html/registry 9 - European Hepatic and Erythropoietic Porphyrias Registry, http://www.porphyria-europe.com/index.asp 10 - European Registry for Langerhans cell histiocytosis and associated syndromes, http://www.eurohistio.net 11 - http://www.encepp.eu/
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This publication (or activity) has been funded with support from the European Union’s Health Programme. This material only reflects the views of the author, and funders cannot be held responsible for any use which may be made of the information contained herein.
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UNHCR Factsheet 

Jusqu'au lever du soleil. Annonçant une mauvaise nouvelle. Etre Uni à lui pour cette vie. Je ne le porte pas dans mon cœur. Ni dans mes nuits. La déception ...
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factsheet - data.unhcr.org 

31 oct. 2017 - Le HCR en Côte d'Ivoire travaille en étroite collaboration avec le Ministère des Affaires Étrangères ; Le Ministère de la Justice et des Droits de l'Homme, l'Association de Soutien à l'Autopromotion urbaine (ASAPSU), Caritas, le. Dével
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togo factsheet - UNHCR 

6 mars 2017 - Travail en Mutation : Planète 50-50 d'Ici 2030 ». ... de 900 autochtones issus de 15 coopératives agricoles ayant intégré dans leurs rangs les.
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togo factsheet - UNHCR 

14 dÃ©c. 2016 - Concernant le dernier domaine ... Le dÃ©frichement complet du site du projet agro-pastoral sis Ã  Bolou-KpodavÃ© (rÃ©gion maritime) a Ã©tÃ© fait au ...
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UNHCR Factsheet - data.unhcr.org 

Shelter. Infrastructures. Livelihood and Economic Recovery. (complementary support from. BPRM). WASH. Gihembe, Nyabiheke and Kiziba. Refugee Camps. Health, HIV/AIDS and Nutrition. Gihembe and Nyabiheke camps http://www.africahumanitarian.org/. Health
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CJE Equity Factsheet 

Dans le contexte du dÃ©veloppement durable, le Fonds Å“uvre en faveur d'un .... Le point focal pays du FVC est l'autoritÃ© nationale dÃ©signÃ©e. (AND). Selon le ..... reprÃ©sente un mÃ©canisme intergouvernemental de haut niveau. En tant que tel, ...
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stakeholder engagement factsheet - Coopenergy 

now living in an 'attention economy' not an 'information society' (Marc Lindstedt). â�– Get help from celebrities â€“ to promote your campaigns. They can create a lot of buzz, attract media, and can better appeal to the public. Example: Arnold Schwar
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financial factsheet - Coopenergy 

financial instruments or products specifically tailored on the needs of ... renovation projects targeted at reaching high ... efficiency renovation projects, acting as a.
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togo factsheet - UNHCR 

1 juin 2017 - gouvernementale sous tutelle du Ministère de l'Action Sociale, de la .... les secteurs tels que la santé, l'éducation, l'eau et l'assainissement, la.
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DC RecoverAssist factsheet 
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togo factsheet - data.unhcr.org 

8 nov. 2016 - d'Avépozo en compagnie des représentants du Ministère de l'Action ... l'Action Sociale, de la Santé, de l'Education (Directeurs des Ecoles ...
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togo factsheet - UNHCR 

commission d'éligibilité formés sur le droit et la protection internationale des ... gouvernementale sous le Ministère de l'Action Sociale, de la Promotion de la ...
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togo factsheet - data.unhcr.org 

14 déc. 2016 - Par nationalités : Pays. Total. Ghana. Cote d'Ivoire. République Centrafricaine. Autres pays. Demandeurs d'asile. 9608. 2516. 476. 485. 724. Total. 13 809. Présence du HCR. Besoin : 5 751 542 USD. Staff: 16 staffs nationaux. 02 staffs 










 


[image: alt]





togo factsheet - UNHCR 

durable et pacifique aux litiges fonciers liés à l'abattage des arbres sur le site ... du projet pour leur village et sa contribution future au développement local.
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togo factsheet - UNHCR 

16 janv. 2017 - Du 15 au 21 Janvier 2017, s'est tenu Ã  Dakar, un atelier rÃ©gional de ... la CNAR, ont pris part Ã  cet atelier qui a renforcÃ© leurs connaissances.
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160617 rapporttortues factsheet 
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factsheet savethealpinerivers french 
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UNHCR Factsheet - data.unhcr.org 

Est-ce un monstre qu'ils m'auront emmenÃ© ici dans mon lit ? Cette peur-lÃ  est unique dans mon corps. Je ferme les yeux mais les bleus sont plus forts. La douleur du mariage forÃ©. De la fille devenue objet. Le procÃ¨s est sans appel. Car c'est papa
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factsheet wwfalpineriverstudy french 
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togo factsheet - UNHCR 

16 janv. 2017 - pendant ce mois de Janvier 2017, bien de rÃ©fugiÃ©s surtout ivoiriens ne sont ... cette communication, les rÃ©fugiÃ©s participants ont eu droit Ã  une ...
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togo factsheet - UNHCR 

14 dÃ©c. 2016 - ... sur la prÃ©vention et la rÃ©ponse en faveur des victimes de SGBV et un tournoi de football fÃ©minin auxquels ont participÃ© les rÃ©fugiÃ©s urbains.










 


[image: alt]





togo factsheet - data.unhcr.org 

14 déc. 2016 - de la première tranche, les bénéficiaires (réfugiés ghanéens et populations hôtes) ont été sensibilisés et organisés et leurs besoins en ...
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Factsheet Centrale hydroélectrique Spiggebach 

Quantité d'eau utilisée. 1550 l/s. Quantité de débit résiduel. 50 l/s. Production annuelle. Correspond à la consommation énergétique annuelle d'environ.
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