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Figure 2: Developing Novel Endpoints in AL Amyloidosis
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* Developing treatments for multisystemic rare diseases like light chain (AL) and transthyretin
(ATTR) amyloidosis pose unique challenges given the limited patient population and
heterogeneity of the disease.

While the treatment landscape for AL and ATTR amyloidosis has rapidly evolved over the past 5
years, many challenges remain for drug developers.

Formed in 2019, the initial goal of the Forum was to bridging regulatory scientific gaps in
drug development for AL amyloidosis, with the scope broadening to include ATTR
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The Amyloidosis Forum fosters collaboration between academia, industry, patients, and health
authorities to accelerate the development of new treatments and diagnostics for AL and ATTR
amyloidosis (Figure 1).

The Amyloidosis Forum uses a range of approaches to solicit stakeholder input and identify
priorities for these collaborative approaches, including organizing public meetings and formation
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Figure 1: The Amyloidosis Forum Structure Figure 3: 2024 Amyloidosis Forum Progress (2019 — 2024)
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» The Amyloidosis Forum has convened a series of meetings (Table 1) and working groups to focus Pharmaceuticals and Medical Devices Agency
on challenges facing drug development in AL amyloidosis, novel endpoints for clinical trials in AL 2021
amyloidosis (Figure 2), the potential for imaging to serve as endpoints in clinical trials for AL
amyloidosis, and challenge facing drug development and access in ATTR amyloidosis.

2024 and Beyond

* The Amyloidosis Forum will launch prioritized cross-stakeholder working groups focused on
bridging the regulatory science gaps through Federated Analytics, Standardization of Imaging,
Prognostic Factors, and building the Foundational Evidence for Endpoints.

Public Dissemination of Activities and Key Outcomes

* Proceedings from 5 public meetings (available at www.amyloidosisforum.org) and working group
activities have resulted in numerous peer-reviewed publications and conference presentations.
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CONCLUSIONS

« Since inception 5 years ago, the Amyloidosis Forum has identified opportunities for the development of novel clinical endpoints and analysis methodologies in AL amyloidosis, the standardization of
Imaging techniques, and future-facing working groups to consider methods to address ongoing challenges for therapeutic and diagnostic development in AL and ATTR amyloidosis.

« The Amyloidosis Forum provides a unique opportunity for mutually beneficial collaboration across a diverse group of stakeholders by facilitating innovation through exchange of
scientific knowledge in amyloidosis.

 The Amyloidosis Forum seeks to expand participation and further advance drug development through the establishment of community-informed working groups. Contact amyloidosisforum@arci.org to
participate.
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