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Symptoms, Treatment Effectiveness and Quality of Life for Patients Living with Long-chain Fatty Acid Oxidation Disorders (LC-FAOD) in the United States:
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INTRODUCTION RESULTS

« Long-chain fatty acid oxidation disorders (LC-FAOD) are Patient Demographics and Clinical Characteristics * Muscle/physical function-related symptoms were ranked with highest impact on pediatric patient’s life regardless of current « Adult patients ranked higher impact of muscle impairment, rhabdomyolysis, physical fatigue and need to limit exercise but
a group of rare genetic disorders stemming from inborn treatment (Figure 2a) lower impact of hypoglycemia (Figure 2b)

* As of August 2022, 45 patients were enrolled; results from 34 patients (12 adult; 22 caregiver) that completed baseline
survey and medical records abstraction were included in this analysis (Table 1)

— Eight of 12 (67%) adult patients were currently on triheptanoin, and one (8%) was on MCT

 Muscle impairments, need to limit exercise, physical fatigue, and rhabdomyolysis were ranked with highest impact on the
lives of patients regardless of treatment or age, with greater impact reported by adults

errors of metabolism'
 These chronic diseases present across a broad clinical

spectrum, punctuated by episodes of acute, life- Figure 2a: What Symptoms are Most Impactful? (Pediatric Patients) Figure 2b: What Symptoms are Most Impactful? (Patients Currently Treated with Triheptanoin)
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threatening metabolic decompensation’ Eleven (50%) and nine (41%) of 22 caregivers reported their children were receiving triheptanoin or MCT, respectively . .
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* Data are limited for real-world LC-FAOD management Table 1. Patient Demographics and Clinical Characteristics Please rank the following LC-FAOD symptoms based on the impact each has on this child’s life. Symptom Impact (1 = least impactful, 7 = most impactful). Please rank the following LC-FAOD symptoms based on the impact each has on this your/child’s life. Symptom Impact (1 = least impactful, 7 = most impactful).
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prospective and retrospective data on the real-world White 31 1) deficency yeres 15 (44.1%) Peripheral neuropathy  |IEEEA 5% % 567% % Peripheral neuropathy |IREED 5% 3% 1% 2%
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caregiver-reported outcomes (PROs) from consenting Hispanic or Latino 3(88) Camitine acylcariine ranslocase (CGACT) ’
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. . . . . . . . . . . . . . tient- rted out )
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i . ] o 40% A =10 36% Symptoms Triheptanoin 57 6.0 Followup 1 85.7%
and who received care in the U.S. in the past 7 years by 320 — 53 46 ' 49 EQ-5D A
. - . . 30% - 27% , 5% Cognitive delays 5 4.3 Q verage 0.63 0.73
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- iti i i or Fediatric Fatients - . _ . .
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