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Highlights

	•Long-chain fatty acid oxidation disorders are a group of rare metabolic disorders.

	•Treatments include medium-chain triglyceride (MCT) supplementation and triheptanoin.

	•Lower rates of disease manifestation were reported while on triheptanoin than MCT.

	•Lower rates of hospitalization were reported while on triheptanoin than MCT.




Abstract
Major clinical events (MCEs) related to long-chain fatty acid oxidation disorders (LC-FAOD) in triheptanoin clinical trials include inpatient or emergency room (ER) visits for three major clinical manifestations: rhabdomyolysis, hypoglycemia, and cardiomyopathy. However, outcomes data outside of LC-FAOD clinical trials are limited. The non-interventional cohort LC-FAOD Odyssey study examines data derived from US medical records and patient reported outcomes to quantify LC-FAOD burden according to management strategy including MCE frequency and healthcare resource utilization (HRU).
Thirty-four patients were analyzed of which 21 and 29 patients had received triheptanoin and/or medium chain triglycerides (MCT), respectively. 36% experienced MCEs while receiving triheptanoin versus 54% on MCT. Total mean annualized MCE rates on triheptanoin and MCT were 0.1 and 0.7, respectively. Annualized disease-related inpatient and ER events were lower on triheptanoin (0.2, 0.3, respectively) than MCT (1.2, 1.0, respectively). Patients were managed more in an outpatient setting on triheptanoin (8.9 annualized outpatient visits) vs MCT (7.9). Overall, this shows that those with LC-FAOD in the Odyssey program experienced fewer MCEs and less HRU in inpatient and ER settings during triheptanoin-treated periods compared with the MCT-treated periods. The MCE rate was lower after initiation of triheptanoin, consistent with clinical trials.
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Abbreviations
CACTcarnitine-acylcarnitine translocase

CPT I/IIcarnitine palmitoyl transferase I/II

ERemergency room

HRUhealthcare resource utilization

ICDInternational Classification of Diseases

IRBInstitutional Review Board

LC-FAODlong-chain fatty acid oxidation disorder

LCHADlong-chain 3-hydroxyl-acyl-CoA dehydrogenase

MCEmajor clinical event

MCTmedium chain triglyceride

NBSnewborn screening

PROpatient-reported outcomes

TFPtrifunctional protein

VLCADvery long-chain acyl-CoA dehydrogenase
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