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Conclusions

PROPEL is an ongoing Phase 1/2 trial evaluating the safety and efficacy 

of SBT101 gene therapy for adult males, administered as a one-time, 

intrathecal treatment. 

Based on currently available data:

SBT101 was generally well tolerated at both low and high dose levels 

evaluated.

•  All participants experienced at least one TEAE, most of which were 

non-serious. 

• Common TEAEs were mild to moderate and were consistent with 

common or expected events related to disease and immunosuppression 

used in the study.

• No clear dose-response relationship with regards to safety. Serious 

adverse events were more frequent in the low-dose cohort (3 of 4 

participants) compared to the high-dose cohort (1 of 4). 

• No clinically significant laboratory abnormalities were observed.

Vector DNA shedding peaked early and cleared in blood and saliva 

within ~30–90 days. All urine samples were consistently below the lower 

limit of quantification (LLOQ).

Evidence of cALD progression was observed in two participants: one in 

the low-dose group (non-enhancing brain lesions, motor function loss, and 

death deemed unrelated to study treatment), and one in the high-dose 

group (enhancing brain lesion).
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PROPEL: Phase 1/2 First in Human Clinical StudyIntroduction and Background

• X-linked adrenoleukodystrophy (ALD) is a progressive neurodegenerative 

disorder caused by pathogenic variants in the ABCD1 gene, which is localized 

to the X chromosome and encodes the ALDP protein1.

• Patients with ALD can develop a leukodystrophy, adrenal failure, progressive 

peripheral neuropathy and spinal cord disease with or without cerebral 

involvement1.

• When cerebral involvement has not been documented, this phenotype has 

historically been referred to as adrenomyeloneuropathy (AMN). 

• There are currently no treatments for AMN, leaving patients with a progressive 

disease that leads to lifelong physical disability.  

Molecular mechanisms associated with AMN pathogenesis

SBT101: a rAAV9 vector encoding the human ABCD1 gene

• SBT101 is a AAV9 vector delivering the functional human ABCD1 gene, designed to restore ABCD1 

protein expression in spinal cord cells, with the aim of halting disease progression or improve 

neurological pathology in adrenomyeloneuropathy (AMN).

• Preclinical studies in AMN mouse models have shown that SBT101 enables widespread spinal cord 

delivery, rapid transgene expression, and reduction of very long-chain fatty acids (VLCFAs).2⁻4

ALDP transports very long chain fatty acids (VLCFA)-CoA 

esters into the peroxisome for degradation. 

a) Patient 2: a 20-year-old male who received low-dose SBT101 and 

subsequently experienced gradual cerebral disease progression and 

systemic complications over 10 months. MRI showed progressive 

T2/FLAIR hyperintensities consistent with cALD without acute 

findings (no gadolinium enhancement on MRI). He was later found 

deceased at home; autopsy confirmed AMN/cALD, and the death 

was attributed to acute aspiration, deemed unrelated to study 

treatment.

b) Patient 3: a 36-year-old male who received high-dose SBT101. 

While initially stable, MRI at Month 18 showed progressive 

corticospinal tract T2/FLAIR hyperintensity and new midbrain 

gadolinium enhancement, suggestive of early cerebral involvement. 

The participant remains neurologically stable.

Vector DNA shedding peaked early and cleared in blood and saliva within ~30–90 days. All urine 

samples were consistently below the lower limit of quantification (LLOQ), supporting a favorable 

safety profile by reducing the risk of secondary transmission or environmental exposure. 

Safety Outcomes

Safety Outcomes (Cont.)

Figure1.  adapted from: https://adrenoleukodystrophy.info/mutations-biochemistry/vlcfa

ALDP, adrenoleukodystrophy protein; AMN, adrenomyeloneuropathy; VLCFA, very long-chain fatty acid

Safety Summary (based on currently available data)

• SBT101 infusion procedure was generally well tolerated. There were no events 

of infusion-related or hypersensitivity reactions.

• Prophylactic immune suppression with corticosteroids lasted approximately 5-6 

months (mean) for participants that have completed this stage of treatment.

• All Serious TEAEs were considered “unlikely” or “unrelated” to SBT101.

• There were no clinically significant laboratory abnormalities observed.

For more information visit  Spur Therapeutics website
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