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Background
Tafamidis (Vyndaqel) was approved by the EMA in 2011
and is emerging as the standard of care for transthyretin
familial amyloid polyneuropathy (TTR-FAP) in clinical
settings. Efficacy was demonstrated in the clinical trials,
yet little is known about its real-world effectiveness. A glo-
bal disease registry, the Transthyretin Amyloidosis Out-
comes Survey (THAOS), collects data on both treated and
untreated patients from real-world settings. Ethics com-
mittee approval was obtained prior to patient enrolment.

Objective
To demonstrate the real-world effectiveness of tafamidis.

Methods
THAOS registry data were used to match 258 treated
patients to untreated controls in a 1:4 non-randomized
retrospective cohort study. Genetic mutation, birth
region, and propensity scores derived from clinical sta-
tus variables were used in matching. Descriptive statis-
tics were calculated. Treatment effects were tested by
repeated measures analyses with appropriate covariates
(age, gender, disease duration, propensity score, and
baseline values).

Results
The matched sample was predominantly Val30Met (93%)
with roughly equal gender ratio (52% male) and an average
age of 41.4 years. Less disease progression was seen in the
tafamidis treated group over 24 months on neurological
and quality of life endpoints. The neurologic endpoints
with statistically significance favoring tafamidis include the
derived NIS-LL and the Neurologic Composite Score

including sub-scores. The Norfolk TQoL Score was also
statistically significant favoring tafamidis treatment. No
significant differences were found for the modified BMI or
the Karnofsky Performance Status Index.

Conclusion
Tafamidis treatment resulted in less neurological pro-
gression. The results extend the efficacy observed in the
clinical trials to real-world clinical settings.
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