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Early Post-Marketing Phase Vigilance in Patients with
Transthyretin-Type Familial Amyloidosis with
Polyneuropathy Treated with Vutrisiran Sodium (AMVUTTRA)

Mayumi Usuzaka  Harue IsuiBasHI / Elena YURENEVA .~ Katherine BOYLE

Abstract

Vutrisiran sodium (amvuttra® Subcutaneous Injection Syringe: hereinafter “amvuttra”) is an
siRNA (small interfering RNA) product indicated for transthyretin-type familial amyloid
polyneuropathy. To collect information on adverse reactions of amvuttra rapidly in the actual
clinical setting and to take the necessary safety measures, an early post-marketing phase
vigilance of amvuttra was performed for six months from November 18, 2022, to May 17, 2023.
In the 135 medical institutions to which amvuttra was delivered, 317 patients with transthyretin-
type familial amyloid polyneuropathy received amvuttra. Forty-three adverse events were
collected from 23 cases (7.3%), and 22 adverse reactions were collected from 13 cases (4.1%).
Many of the adverse reactions that developed were unknown and not described in the package
insert, and each reaction developed in less than three cases without any trend of onset noted.
Six serious adverse reactions developed in three cases (0.9%). The breakdown was
hypothyroidism, weight gain, asthenia, acute heart failure, heart failure, and nutritional
condition abnormal in one case for each. With regard to “vitamin A deficiency-associated
adverse events (night blindness)” and “cardiac disorders”, which are set as the important
potential risks in the Risk Management Plan (RMP) for amvuttra, the following events were
reported: two eye disorder events (System Organ Class: SOC) in one case (visual acuity
decreased and optic disc bleeding) and two cardiac disorder events (acute heart failure and heart
failure) in one case. The eye disorder events were remitted by being followed up. The case
developing cardiac disorder events was identical to the serious case that had been complicated
by heart failure before the administration of amvuttra.

The result from this survey identified no new safety problems in practical use of amvuttra in the
actual clinical setting.

Key words: vutrisiran sodium, transthyretin-type familial amyloid polyneuropathy, early post-
marketing phase vigilance, siRNA product






