
Preliminary results from the first placebo-controlled clinical trial of Rapamycin (Sirolimus®) 1mg daily for 1 year in individuals with 

early stage Alzheimer’s disease indicate safety, tolerability, and feasibility. Preliminary analyses of pre/post cognitive fu nction, 

metabolic and blood outcomes indicate early treatment effects do not persist into post -treatment follow-up. 
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• Randomized 8-weeks of 1 

mg/day rapamycin showed  

safety in adults (70-93 

years old)1

• Phase I open-label trial in 

AD indicated safety and 

tolerability2

• We conducted the first 

phase II double-blind 

placebo-controlled study 

of rapamycin in an AD 

population

Clinical Trials ID: NCT04629495

Recruitment: 

Study Design:

Inclusion Criteria: 

• 55-89 years old 

• MCI/AD (CDR: 0.5-1)

Primary Outcomes:

• Adverse Events (AEs)

• Safety: Change in labs

Experimental Outcomes:

• CNS penetration of rapamycin in 

whole blood

• Changes in cognition, functional 

status, neuropsychiatric 

symptoms, Aβ pathology, cerebral 

glucose metabolism, brain 

volumetry

• Generalized Estimation Equation 

Analyses, repeated treatment and 

timepoint effects 

Cohort Demographics: 72 yo ±  7.8 

SD; 56% Female, 22.5% Hispanic, 

2.5% Black; baseline measures 

balanced across treatment arms

Primary Outcomes:

AEs: 59 total, (76% of IP vs. 61% of 

placebo participants experienced an 

AE p= 0.298)

Labs: Mean Corpuscular Volume 

(MCV) steeper increase in IP arm (β 

= 0.135/mon, p = 0.0382), not 

clinically significant.

Experimental Functional Outcomes: 

HVLT-R Delayed Recall: Treatment 

effect observed during 6 months of 

treatment initiation (0.3245/mo, p= 

0.0226); slope difference did not persist 

during follow-up (p=0.0892)

• Rapamycin treatment of 1 

mg/day for 12 months is safe, 

well tolerated and feasible in a 

cognitively impaired population. 

• Reported Adverse Events 

deemed possible or probably 

related were all previously 

reported side effects of 

rapamycin.

• Ongoing analyses will evaluate 

changes in cognition, brain 

volumetry/metabolism, CNS 

penetrance, peripheral levels 

of inflammation and pathology 

in serum and CSF. 
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