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Demographic characteristics of the 1902 transthyretin amyloid cardiomyopathy patients treated by
tafamidis through the French early access program
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Background: Transthyretin amyloidosis (ATTR) is a rare and serious, sys-
temic disease characterized by deposits of amyloid fibrils in various tis-
sues and organs. Tafamidis meglumine is a potent and selective stabilizer
of TTR, indicated since 2011 in the treatment of neurological forms of the
disease. The French “Agence Nationale de Sécurité du Médicament et des
produits de santé” (ANSM) granted a temporary recommendation for use
(RTU) on November 28th 2018, based on ATTR-ACT, the pivotal trial re-
sults, and designed to enable use of tafamidis meglumine in ATTR car-
diomyopathy (ATTR-CM) patients with NYHA I, II and III before marketing
authorization. This RTU has been a unique opportunity in France to collect
real world data of ATTR-CM patients treated by tafamidis meglumine.
Objective: We aimed to describe the characteristics of ATTR-CM patient
treated by tafamidis in the setting of the RTU, over 2 years from November
28th 2018 to November 27th 2020.
Methods: Demographic and clinical data about the diagnosis pathway of
patients included in the RTU were prospectively collected using question-
naires, as requested by ANSM to be completed by physicians at the time of
tafamidis prescription. A second version of the inclusion form, introduced
in May 2020, has allowed collection of additional clinical information.
Results: Overall, 1902 ATTR-CM patients have been included by 189
physicians from 107 centers. Nine centers included each at least 50 pa-
tients, accounting for 1092, or 57.4% of all patients. The median age of the

patients was 82 years (IQR=9 years), 82% were male, and, 12.4%, 58.8%
and 28.7% of patients had a NYHA class of I, II and III, respectively. For
almost all patients, the diagnosis of restrictive/infiltrative heart failure was
based on heart MRI and/or echocardiography (98.5%; among the 601 pa-
tients included from May 2020 28.8% had both exams, 69.7% echo only
and 1.6% MRI only), the infiltrative nature of the cardiomyopathy had been
confirmed by bone scintigraphy (99.3%), and the absence of light chains
had been confirmed by protein electrophoresis or Bence Jones protein-
uria (96.6%). Genetic test was performed in 1205 patients (69.4%). Out
of the 884 patients who had a genetic test result available at the time of
initial prescription, 762 (86.2%) were affected with the wild-type form and
122 (13.8%) with the hereditary form. Among the 601 patients included
from May 2020, a hospitalization for cardiovascular condition within the 6
months preceding tafamidis initiation was reported for 22.3% of them, and
tafamidis was initiated within 12 months after diagnosis for 92% of them
(only 8% initiated the treatment beyond that period).
Conclusion: The RTU program has provided 1902 ATTR-CM patients with
early access to tafamidis over 24 months, in France. Overall, as compared
to patients included in ATTR-ACT, the pivotal trial, RTU patients were older,
the proportion of wild-type was slightly higher, and NYHA distributions were
similar.
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