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Purpose

Effectiveness

Safety

Quality

Natural
history

Overview of registry purposes

Description

Determine clinical effectiveness. cost effectiveness. or comparative effectiveness of a test or
treatment. including evaluating the acceptability of drugs. devices. or procedures for
reimbursement.

Measure or monitor safety and harm of specific products and treatments, including delayed risks
and comparative evaluation of safety and effectiveness.

Measure or improve quality of care. including conducting programs to measure and/or improve the
practice of medicine and/or public health.

Assess natural history. including estimating the magnitude of a problem. quantifying the underlying
incidence rate or prevalence of a condition or exposure; examining trends of disease over time;
conducting surveillance; assessing service delivery: identifying groups who respond well or poorly
to treatments, or who are at high risk; documenting the tvpes of patients served by a health
provider; and describing and estimating survival.
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Type of registries

Type What it tracks

. . . Everyone with one named condition, from
Disease specific registry

diagnosis through outcomes

Small, geographically spread populations with a
Rare disease registry geodiab ysp pop

rare condition

Patients taking a specific medicine or using a
Product registry g ash J

device, often for safety

. . Treatments and outcomes across providers, to
Quality registry
benchmark care

. People exposed to a substance, agent, or
Exposure registry )
environmental factor

. . Incidence and prevalence across a defined
Population registry

geographic area

Example

A cystic fibrosis registry following lung function
and treatment over time

The FSHD registry run with the FSHD Global
Foundation

A pregnancy exposure registry monitoring a
drug's safety

A national joint replacement registry comparing
implant results

A registry of workers exposed to an industrial
chemical

A population based cancer registry covering a
state or country
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* Understand variations in treatment and outcomes

* To examine factors that influence prognosis and quality of life
* To assess effectiveness

* To monitor safety and harm

* To measure quality of care
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Biomedical outcomes:

e Survival and disease-free survival
* Health-related quality of life
e Satisfaction with care

* Economic burden



o A patient registry is an organized system
.z . thatcollect:

* Uniform data (clinical and other)

 Specified outcomes for a population defined by a particular disease,
* Condition

* Exposure

* Predetermined scientific, clinical, or policy purposes.



Use of Patient-Reported Outcomes (PROs) in
i Registries

U

{

* Natural history of disease
* Quality improvement

* Effectiveness
 Comparative effectiveness.
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Special Applications in Patient Registries
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Registries Specifically Designed for Safety

“fi Assessment

* Design Considerations: Disease Registries Versus Product Registries



Psychometric properties and logistical
~zs  considerations exist along a spectrum

e
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EHR-Associated Product FDA Product Labeling Aim

< Bl

. Cost effective

- High validity and reliability
- Practical - Sensitive to changes over time
- Low participant burden « Instrument stability over registry period

- Clinical documentation - Low rates of missing data

EHR = Electronic Health Record; FDA = U.S. Food and Drug Administration.
14
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Role of stakeholders in rare disease registries

Stakeholder

Patients and their families/
caregivers
Patient advocacy groups

Clinicians/Investigators

Academia

Biopharmaceutical industry

Government/regulatory
agencies/payers

Role in Registry

Participants

Advocates, sponsors

Diata contributors

Principal investigators,
scientific advisors
Sponsors, developers

Sponsors, recipients of
information

Motivations for Registry Involvement

Increase knowledge about the disease; create commumnity:

facilitate development of new treatments.

Increase knowledge about the disease; increase access

to care; support training and research in disease area:
raise profile of the disease to encourage funding for more
research.

Increase knowledge about the disease; learn from the
registry community; gather data to refine complex or
undefined diagnoses; develop and inform treatment
guidelines.

Improve understanding of disease; create data source for
research in disease area.

Understand the natural history of the disease to design
better clinical trials and evaluate potential relevant clinical
endpoints; fulfill postmarketing commitment; provide
patient pool for interventional studies; determine potential
market share and access patients; generate publications.

Increase knowledge about the disease; monitor the safety
of approved products; evaluate cost-effectiveness and
budget impact; evaluate evidence for reimbursement.

15
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* Insurance: Specific Registry based on benefit Package (linkage)
* Regulatory: Strategic Purchasing
* Resource allocation

16
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Simplified concept map for cystic fibrosis

Symptoms

+ Cough

+ Fatigue

« Weight change
- Breathlessness

- Gastrointestinal
SYIT |:|tr::rr|s

Acute lliness States
(e.g., acute respiratory
exacerbations, infections)

Chronic lllness States
{e.g., chronic respiratory

" failure, bronchiectasis,

diabetes mellitus)

i Social 7Y
" Function 7. /%

Physical
Function e
Y Health Utilization
I (e.g. hospitalizations)

Quality of Life

Emotional .-
Function

This example highlights several key points: (1) the importance of understanding the target population;
(2) the need to identify outcomes of interest prior to selecting PRO instruments as the outcomes of

interest should dictate the instrument, not vice versa; and (3) the benefit of incorporating PRO
instruments into longitudinal, routine care.

17



What do we need for better usage?

e Researcher

* Policy maker
e Clinician

* infrastructure
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