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INTRODUCTION

« Homozygous PiZZ alpha-1 antitrypsin deficiency (AATD) is a rare

RESULTS

Table 1. Baseline Characteristics Figure 3. ARO-AAT Treatment Reduced Serum Z-AAT Protein

RESULTS

Table 4. Summary of Safety and Adverse Events
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Figure 2. AROAAT-2002 Study Design
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Table 3. ARO-AAT Treatment Improved Liver Fibrosis Figure 5. ARO-AAT Treatment Improved Biomarkers of Liver Health

CONCLUSIONS

ARO-AAT reduced serum and liver Z-AAT and globule burden in
AT To0 e oot all patients and normalized liver enzymes.
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These data demonstrate that removal of the causative factor, Z-
AAT, in AATD liver disease ameliorates liver injury, and can lead
to an improvement in fibrosis.
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 Two patients in Cohort 2 had an increase from F2 to F3, although dedication to this study.

both had profound reduction in PAS+D globule burden and
reduced ALT and GGT after treatment.

* One subject had a maximum globule burden score of 9 at
baseline and O at Week 48 Clinicaltrials.gov identifier: NCT03946449
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 The other subject had a score of 4 at baseline and O at Week 48 /4 / / / / / / Strnad, McElvaney, Lomas. Alphal-Antitrypsin Deficiency. NEJM. 2020;382(15):1443-1445.
Study Week Patel and Teckman. Alpha-1-Antitrypsin Deficiency Liver Disease. Clin Liver Dis. 2018;22(4):643-655.

« Assessments: Safety, serum Z-AAT, liver Z-AAT, Pro-Ca3, liver
enzymes, liver stiffness (FibroScan®), histology (PAS+D and
METAVIR fibrosis)

« Histology was assessed and adjudicated by 3 pathologists blinded
to subject and time point.

* PAS+D globule burden was assessed for extent of portal tract and
periportal hepatocyte involvement and zonal location (score 0-9).

25

20
15
10

REFERENCES

Mean (SD) Serum Pro-C3
Concentration (ng/mL)




	Slide Number 1

