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Summary
In patient- and caregiver-reported studies the balance of maintaining rigor and data
quality with speed and convenience is essential. Therefore, self-confirmation of
diagnosis during eligibility screening is often favored and frequently accepted by
stakeholders. To ensure the accuracy and authenticity of the data several strategies
can be implemented, thereby improving study design while maximizing the amount
of meaningful data collected.

Diagnosis validation
Diagnosis validation is a key aspect of the recruitment process in patient- and
caregiver-reported studies. It ensures the participants are eligible to take part in the
study based on a diagnosis of the disease, but can also assist in ensuring participants
meet other inclusion criteria. In patient and caregiver research, self-validation might
be a preferred method over clinician-led validation and it is particularly important if
the recruitment is not conducted through clinical sites.

Prospective participants’ attitudes (for example, knowledge of the disease, level of
engagement, and honesty) are also important to ensure accurate diagnosis validation and
can be key to successful recruitment.

Strategies for validating self-reported diagnosis
Combinations of the following can be implemented as strategies for validating selfreported diagnosis:

Sources of diagnosis validation
When compared with physician-led confirmation of diagnosis, self-validation is inexpensive,
less time-consuming, and requires no external involvement. On the other hand, fraudulent
patients may enroll to the study, and genuine patients may not be able to accurately report
detailed eligibility criteria, such as taking a specific treatment or their disease stage. The
advantages and disadvantages of both sources of validation are described in detail in Table 1.

Table 1: Advantages and disadvantages of various sources of diagnosis validation

monitoring study data on an
ongoing basis to filter out
unusual response patterns
that may indicate fraudulent
participation, for example,
speeders and flatliners

recruiting via patient
associations or support
groups, where the pool
of prospective
participants is highly
likely to be genuine

including screening questions
as a part of enrollment, to
which only a true patient with
the disease should be able to
accurately respond

requesting that
prospective participants
scan or upload a
diagnosis letter or
medication packaging as
a part of enrollment (see
example in Figure 1)

Here, the advantages and disadvantages of self-confirmed diagnosis by patients
against validation by a clinician are discussed alongside strategies to ensure
accurate self-reported diagnosis.

Choice of method for diagnosis validation
The choice of method to validate diagnosis can be influenced by a multitude of
factors. It can depend on the study design, the intended audience of the resulting
data, and the recruitment source. Furthermore, the nature of the patient population
being investigated can affect the methodology choice, through the specifics of the
study’s eligibility criteria, ability of the target population to adhere to the specified
validation requirements, geographic spread of the population, and prevalence of the
disease.

In rare disease studies we
want to maximize participant
numbers whilst maintaining
confidence that eligibility
criteria are met
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Figure 1: Example from a
study requesting that
prospective participants
upload a copy of their
genetic report as part of
enrollment
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