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How one person can make an impact



Outline for our discussion

• What is a registry?

• What is the value of the FOP Connection Registry?

• How do you participate in the FOP Connection Registry?

• Questions and discussion



What is a registry?

“…a patient registry is an organized system that uses observational study methods 
to collect uniform data (clinical and other) to evaluate specified outcomes for a 
population defined by a particular disease, condition, or exposure, and that serves 
a predetermined scientific, clinical, or policy purpose(s).”

Registries for Evaluating Patient Outcomes: A User’s Guide. 

AHRQ Publication No. 07-EHC001-1
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A voluntary collection of medical information to help researchers, doctors, drug 
developers, and regulators



Clinical 
TrialsStudies that assess the safety

and/or effectiveness of a drug (or procedure)

There are many ways of studying diseases and treatments  
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There are many ways of studying diseases and treatments  

Clinical 
Trials

Natural History Studies

Disease RegistriesA voluntary collection of medical information to 
help researchers, doctors, and drug developers

 “Real World” data (vs controlled)
 Everyone with the disease can participate
 Global representation
 Data collection at home 
 Indefinite timeline (long-term)



The Challenges of Studying Rare Diseases

Small Population Incomplete Information 
About the Disease

Differences in the disease
expression

No Roadmap for
Conducting Studies 

Having the right clinical 
outcomes to study



How rare disease registries overcome these challenges

Increases the understanding 
of the disease

Informs researchers

Improves quality of care and 
outcomes

Informs drug developers

Increases understanding of 
treatment outcomes

The Challenges of Studying Rare Diseases
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The IFOPA has one overarching vision

“One Registry”…. that contains the most robust, complete and 
global data on FOP, accelerating the development, approval and access to 

new therapies

People
With
FOP

Pharma/
Biotech

Regulators

Researchers

Payers/
HTAs

Clinicians



The Patient Portal Has Had a Successful Start

Participation in FOP Connection 
Registry Patient Portal

Notes:
Four translations have been 
implemented, which will 
increase overall numbers 
(German, Italian, Spanish, 
Portuguese) .  Russian in 
process

iPhone app in development
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45 Countries are represented in the FOP Registry.



FOP Connection Registry:  Contributing data to the Research 
Community

• FOP Italia, April 2016

• FOP Friends UK, May 2016

• European Conference on Rare 
Diseases, May 2016 

• FOP Australia, June 2016

• European Bone Research 
Society, June/July 2016

• FOP France, October 2016

• FOP Drug Development Forum, 
October 2016, 2017

• FOP Connection Newsletters

Presentations of Data



18

How does the Registry’s patient portal work?  
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Simplifying participation in the Registry’s patient portal
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How do you participate in the Registry?
1.  Register and provide informed consent.
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How do you participate in the Registry?
2.  Enter your past information one time.
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How do you participate in the Registry?
3.  Update your information every six months.

Follow-up Survey

23



The FOP Connection Registry

Launched

Work has begun to develop the FOP Connection 
Registry’s medical portal.

Patient
Portal

Medical
Portal

The medical portal will allow clinicians to enter clinical data on the FOP patients under their 
care.

Target: 1H2018
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2018 FOP Registry Raffle – Your chance to win a iPhone
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January – July 2018



The future of the FOP Connection Registry
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Continue to expand 
registry access

around the world 

Improve registry
Access through 
portable devices

Enhance reporting
features for registry

participants

Support the FOP
Community



(and please register!)
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Adam Sherman
www.ifopa.org
www.fopconnection.org
registry@fopconnection.org
adam.sherman@ifopa.org

http://www.fopconnection.org/
mailto:registry@fopconnection.org
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