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Status RECRUITING
Phase Phase 1, Phase 2
Sponsor ModernaTX, Inc.
Enrollment 77 participants

Key Eligibility Criteria

Inclusion (16)

• Participants e1 year of age are eligible to be included in the study only if all of the following criteria apply:

• e 8 years of age at the time of consent/assent if enrolled as 1 of the first 2 participants in Part 1.

• e1 year of age at the time of consent/assent if enrolled after the first 2 participants in Part 1.

• Confirmed diagnosis of PA based on diagnosis by molecular genetic testing via central laboratory (PCCA and/or PCCB 
mutations).

• Part 2 only: At least one documented MDE in the 12-month period before consent.

... and 11 more (see full listing online)

Exclusion (8)

• Participants of all ages are excluded from the study if during Screening any of the following criteria apply:

• Any individual with laboratory abnormalities considered to be clinically significant (for example, markedly out of range, associated 
with clinical symptoms) in the Investigator or Sponsor's opinion that could interfere with or limit the participation in the study.

• Estimated glomerular filtration rate (eGFR) \<30 milliliters (mL)/minute/1.73 square meter (m\^2) for participants of all ages 
receiving chronic dialysis.

• History of organ transplantation or planned organ transplantation during the period of study participation.

• Corrected QT interval (QTc) \>480 milliseconds (ms) using Bazett's correction.

... and 3 more (see full listing online)

Locations (35 total)

UCSD Altman Clinical and Transalational Research Institute Building, Los Angeles, California, United States
Ronald Reagan UCLA Medical Center, Los Angeles, California, United States
Lucile Packard Children's Hospital Stanford, Stanford, California, United States
... and 32 more locations

https://clinicaltrials.gov/study/NCT04159103
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