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Improving Evidence Generation from Rare Disease

Registries: Need for Harmonization of Data
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BACKGROUND

e Rare disease registries represent an important source of knowledge to better understand
the natural history and clinical trial endpoints for diseases that are often phenotypically and
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Figure 4. Variable Gap Analysis Results: Alignment Across Multiple Disease Registries for Variables
that are Exact or Logical Matches.
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Develop Customized Feasibility Questionnaire
e Develop a customized Feasibility Questionnaire (FQ) to provide to selected registries

e FQ requests information on population characterizes, data relevance, population size, data quality, and data

. . Table 1. Variable Gap Analysis Results: Assessments Across Multiple Disease Registries for Specific
sharing/governance polices

Data Elements.

Perform Outreach and Engagement
e Performed outreach and engagement to selected registries with relevant populations

Time of Variable Detailed information Registry #1 Registry #2 Comments Registry #2 Registry #2 Comments Registry #3 Registry #3Comments

assessment

Categories of
variables

Demography and Baseline Sex Male/female/unkown Logical Match Patients gender Logical Match Question = Sex. Responses: |Omitted

e Request data owner to complete FQ and provide data dictionary/CRF/etc. diagnosts maleffemale collected T o Currently BN,
Demography and Baseline and Pulmonary FEV1/FVC Omitted Omitted Collected only at

o o | diagnosis follow-up function test Baseline.
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. follow-up treatments (e.g. disease collected
and/or HTA evaluations antiplatelets,
antihypertensive

Patient

Logical Match

Collected only at Baseline.

Logical Match

Measures of Baseline and change from baseline Collected only at

e Each critical variable will be evaluated as Exact Match, Logical Match, Omitted

disease activity follow-up (Caregiver) Baseline.
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