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Introduction Results Safety

ALXN1840 (tiomolibdate choline, TMC), is a
novel first-in-class  Albumin  Tripartite
Complex (ATC) activator under investigation
for the treatment of Wilson disease

e g : e TMC showed a favorable safety
Significant continued neurologic improvement over orofile across all dosed patients

time on TMC, but not SoC with WD in Phase 2 & 3 studies.

TMC was same or better than SoC across neuro,
psych, hepatic, and global outcomes

* 2 Serious Adverse Events (SAEs)
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standard of care (SoC) over 48 weeks in p <0.05 (standardized mean difference) Study Week

both previously treated and untreated
patients. Durable clinical improvement and a
favorable tolerability and safety profile were
observed across > 6 years of treatment.

Conclusions

Significantly greater global clinical improvement
with TMC vs SoC

More neuro benefit on TMC vs SoC at Week 48,
across a range of UWDRS Part |ll thresholds

In WD patients with neurologic
symptoms at baseline, 48
weeks of treatment with TMC

Methods TMC vs SoC: p < 0.001 3 B T™vC @40% @ 49%

B TvC O - led to greater clinical and
m o o . .

The Phase 3 FoCus RCT (NCT03403205) k= 60% B soC < 4 S0t @ 34% @ 44% neurolo.glc benefit and less
. . o Better Worse = ¢ worsening compared to SoC.
enrolled 207 patients with WD to TMC = —] |———— o MCID = 4.668 . .
=137) or standard of care (SoC, n=70) for » 5 S . areater neurologic  beneft
(n _ _ ’ _ 9: o= 5 @ 26% @ 39% was observed in the TMC
48 weeks, with an optional 5-year extension o 40% o r= group across both previously
on TMC. Over half of enrolled patients (TMC: X 14 “E’ i i treated and treatment-naive
n=77; SoC: n=35) demonstrated neurological S g 0>> 6 ® 20% ' ® 38% patient groups. Continued
symptoms at baseline, defined as baseline 5 20% > O improvement was sustained
Unified WD Rating Scale (UWDRS) Part Il g g— 7 @ 17% @ 30% through long-term follow-up.
score greater than the minimum clinically o - These findings demonstrate
important  difference (MCID) of 4.668. 0, . 8 ® 14% @ 29% \-/rVI\I/ZI)C |r?pr(:ves _tﬁutcomels n
- - 0 patients with neurologic
2 a4 o 20% 0% 4% 5% | f oympioms end coud sene o
| y Transformed CGI-l Score at Week 48 Percentage of Patients with Improvement a valuable new treatment for

on all patients with data available. this population in need.




	Slide 1

