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Introduction: Gaucher disease is characterized by a deficiency of the
enzyme glucocerebrosidase and requires lifelong enzyme replace-
ment therapy. Imiglucerase is the standard treatment, which
improves patient survival and quality of life. While defined daily
doses (DDD) offer a standardized metric, the relative efficacy of
adhering strictly to these guidelines, compared with tailored lower
doses, has not been fully explored.

Methods: A retrospective cohort study was conducted on 1,234
patients to investigate the survival outcomes associated with various
levels of adherence to DDDs of imiglucerase, factoring in demo-
graphic diversity and comorbidity profiles, and to evaluate the feasi-
bility of a more personalized dosing approach in the management of
Gaucher disease. DDD adherence was categorized as equal to DDD,
higher than DDD, or lower than DDD. Kaplan-Meier survival ana-
lysis, log-rank tests, and Cox proportional hazards models were used
to assess survival probabilities over 16 years. Data on age, sex,
comorbidities, and other demographic factors were collected to
adjust for potential confounders.

Results: Over the 16-year period, our Kaplan-Meier survival analysis
revealed distinct survival probabilities across the three groups based
on their adherence to DDD of imiglucerase. Patients who received
doses lower than DDD (n=880) had a survival probability of 91.8
percent. In contrast, those receiving doses equal to the DDD (n=15)
had a 100 percent survival probability, since no events were observed
in this group. The greater than DDD group (n=339) exhibited a
survival probability of 81 percent. A log-rank test indicated a bor-
derline statistical significance (p=0.058) in the survival distributions
among the various DDD adherence levels, with a favorable trend in
the lower dose group.

Conclusions: Our research indicates that lower than usual doses of
imiglucerase may improve survival rates in patients with Gaucher
disease. This finding suggests that reduced dosages could lead to
better clinical outcomes with fewer side effects, highlighting the
potential benefits of personalized dosing strategies. Further studies
are needed to confirm these preliminary results and optimize dosing
protocols.
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Introduction: Stakeholders in the drug life cycle recognize the
importance of integrating patient experience data (PED) into health-
care decision-making. PED includes patient input, patient reported
outcomes (PROs), patient reported experiences, and patient prefer-
ence information. However, it remains unclear if, how, and to what
extent PED are used in reimbursement decisions in Belgium.
Methods: A document analysis was performed to evaluate and
compare the reporting of PED in Belgian reimbursement documents
for COVID-19, oncology, and cardiology. Documents of medicinal
products that received a European marketing authorization
between 1 January 2015 and 30 September 2023 and were reimbursed
in Belgium were included. Data were analyzed descriptively and
qualitatively.

Results: Preliminary results showed that PED was generally either
not reported or not explicitly reported in Belgian reimbursement
documents. In some documents, patient reported outcome measures
(PROMs) were mentioned. Additionally, few documents stated PROs
such as quality of life. PROMs, PROs, and quality of life outcomes
appeared in the reimbursement dossier section describing the thera-
peutic value of the product. From the preliminary findings it seems
that PED were more often present in oncology documents. The
reimbursement dossiers did not report whether or how PED were
used to inform a particular reimbursement decision.

Conclusions: Preliminary findings suggest that PED are not system-
atically included in Belgian reimbursement documents. To improve
transparent submission and reporting of PED in reimbursement
dossiers, guidance from reimbursement agencies as well as checklists
and evaluation templates are needed.
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