“Outcome Measures and Infrastructure for Phase Il Studies in Batten Disease (JNCL)
December 6-7, 2013. Rochester, New York

Clinical Trials in Rare Diseases — General Resources
Here we provide some general resources relevant to clinical trials in rare diseases, including a list of relevant articles and
website links. We have also included a few key references specific to research in Batten disease. Please note that we
cannot directly post the published articles. However, wherever available, we have provided a link to a free, downloadable
version of the article. Please contact us if you wish to suggest other materials to be shared here.
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Websites / Online Resources

U.S. Food and Drug Administration (FDA)

Clinical Trials and Human Subject Protection

Center for Drug Evaluation and Research (CDER)

Center for Biologics Evaluation and Research (CBER)

Office of Orphan Products Development \

Rare Disease Program

Clinical Outcome Assessment Qualification Program

Roadmap to Patient-Focused Outcome Measurement in Clinical Trials
Qualification of Clinical Outcome Assessments (COAs)

National Institutes of Health (NIH)
e Patient Reported Outcomes Measurement Information System (PROMIS)
e Office of Rare Disease Research
e National Center for Advancing Translational Research (NCATS)
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http://www.fda.gov/BiologicsBloodVaccines/default.htm
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http://www.nihpromis.org/
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Websites / Online Resources (cont’d)

Clinical Trials.gov
ClinicalTrials.gov is a registry and results database of publicly and privately supported clinical studies of human
participants conducted around the world. Learn more About Clinical Studies and About This Site, including
relevant History, Policies, and Laws.

National Organization for Rare Disorders (NORD)
“The National Organization for Rare Disorders (NORD), a 501(c)(3) organization, is a unique federation of
voluntary health organizations dedicated to helping people with rare "orphan” diseases and assisting the
organizations that serve them. NORD is committed to the identification, treatment, and cure of rare disorders
through programs of education, advocacy, research, and service.”

EU Clinical Trials Register
The EU Clinical Trials Register website contains information on interventional clinical trials on medicines. The
information available dates from 1 May 2004 when national medicine regulatory authorities began populating
the EudraCT database, the application that is used by national medicine regulatory authorities to enter clinical
trial data. The EU Clinical Trials Register website launched on 22 March 2011 enables users to search for
information which has been included in the EudraCT database

European Commission — Clinical Trials
This website provides access to policies, requirements, and guidelines for clinical trials conducted within the
European Union. The site also links to other websites relevant to the conduct of clinical trials within the EU.

EveryLife Foundation
e  Workshop on Clinical Evaluation of Rare Disease Treatments
e Rare Disease Workshop Series

Orphanet — Rare Disease Task Force
e Patient Registries in the Field of Rare Diseases

World Health Organization International Clinical Trials Registry Platform (ICTRP)
The mission of the WHO International Clinical Trials Registry Platform is to ensure that a complete view of
research is accessible to all those involved in health care decision making. This will improve research
transparency and will ultimately strengthen the validity and value of the scientific evidence base. The registration
of all interventional trials is a scientific, ethical and moral responsibility.
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http://www.clinicaltrials.gov/ct2/about-site
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http://www.everylifefoundation.org/events/workshop-series/workshop-2/
http://www.everylifefoundation.org/events/workshop-series/
http://ec.europa.eu/health/rare_diseases/docs/patient_registries_rev2011.pdf
http://www.who.int/ictrp/en/

