
 

 

Cyclo Therapeutics Announces Positive Outcome from Type C 
Meeting with the U.S. FDA Discussing Trappsol® Cyclo™ Clinical 
Program for the Treatment of Niemann-Pick Disease Type C1 

Dec 18, 2023 

Ongoing pivotal Phase 3 study (“TransportNPC™”) evaluating Trappsol® Cyclo™ for the treatment of Niemann-Pick Disease 
Type C1 (NPC1) 

FDA feedback provides direction for the comparative interim analysis 

With aligned strategy, interim analysis data readout is anticipated for Q1 2025 

FDA and Cyclo Therapeutics to meet in the first half of 2024 for pre-NDA meeting 

 

GAINESVILLE, Fla. – Cyclo Therapeutics, Inc. (Nasdaq: CYTH) (“Cyclo Therapeutics” or the “Company”), a clinical 

stage biotechnology company focused on developing transformative therapies for rare and neurological diseases with 

limited treatment options, today announced a positive outcome from its recent Type C meeting with the U.S. Food and 

Drug Administration (FDA), held on Thursday, December 14, 2023 to discuss a full data review of the Company’s 

Trappsol® Cyclo™ clinical development program to date and proposed strategies for the statistical analysis for the 

ongoing pivotal Phase 3 study, TransportNPC™, in order to enable a patient population lacking available therapies to 

have earlier access to a potentially efficacious product with an acceptable safety profile. 

N. Scott Fine, Chief Executive Officer of Cyclo Therapeutics, added, “We view our Type C meeting with FDA as a 

catalytic and transformational milestone for our ongoing pivotal Phase 3 NPC program. By working closely and in 

alignment with FDA, I am confident our leadership team has positioned Cyclo Therapeutics for rapid continued 

advancement and has established the appropriate path to generate the data required to successfully drive our 

TransportNPC study across the finish line.” 

In summary, the Company’s clinical data (NCT02939547, NCT03893071 and NCT02912793) provided suggestive 

evidence, based on individual patient data, of potential therapeutic benefit which may be observed at or before 48 weeks 

of treatment. Given the significant unmet need within this Orphan Disease and the lack of available effective 

pharmacotherapy, and that aggregate clinical and nonclinical data argue for a potentially clinically relevant therapeutic 

effect, the FDA aligned with Cyclo Therapeutics’ proposal to continue with the agreed upon Phase 3 96-week study, but 

change the timing of the planned comparative interim analysis to execute data readout in Q1 2025. 

“The FDA feedback we received allows us to proceed as planned to meet our full enrollment goals as well as our 

regulatory and corporate objectives to bring a potential treatment option to this underserved patient community as quickly 

as possible. We look forward to implementing these changes and to our future pre-NDA meeting with the FDA as we 

continue to execute across all aspects of our drug development program,” stated Michael Lisjak, Chief Regulatory Officer 

and Senior Vice President of Business Development for Cyclo Therapeutics. 

https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fwww.cyclotherapeutics.com%2F&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=Cyclo+Therapeutics%2C+Inc.&index=1&md5=9691a4d7ca4076087a430d9dc520ad93
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT02939547&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT02939547&index=2&md5=f92fab6a1c7fd9638a3b3ba48affa71a
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT03893071&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT03893071&index=3&md5=369846f34937f73e2de81a410ca459e5
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT02912793&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT02912793&index=4&md5=2cdfa22942a1dee4810fc08d72034f32


 

The Company’s ongoing TransportNPC™ study is a randomized, double-blind, placebo-controlled, parallel group, 

multicenter study designed to evaluate the safety, tolerability, and efficacy of 2,000 mg/kg doses of Trappsol® Cyclo™ 

administered intravenously and standard of care (SOC), compared to placebo administered intravenously and SOC 

alone, in patients with NPC1, a rare, genetic disease causing cholesterol accumulation in cells, leading to dysfunction of 

the liver, lung, spleen and brain and premature death. The Phase 3 study intends to enroll at least 93 pediatric (age 3 

years and older) and adult patients with NPC1 and is now active in 12 countries. 

For more information about the Company’s TransportNPC™ pivotal Phase 3 study, visit www.ClinicalTrials.gov and 

reference identifier NCT04860960. 

Cyclo Therapeutics received Orphan Drug Designation for Trappsol® Cyclo™ to treat NPC1 in both the U.S. and EU and 

Fast Track and Rare Pediatric Disease Designations in the U.S. The Rare Pediatric Disease Designation is one of the 

chief requirements for sponsors to receive a Priority Review Voucher in the U.S. upon marketing authorization. 

 
About Cyclo Therapeutics 

Cyclo Therapeutics, Inc. is a clinical stage biotechnology company focused on developing transformative therapies for 

rare and neurological diseases with limited treatment options. The Company’s Trappsol® Cyclo™, an orphan drug 

designated product in the United States and Europe, is the subject of four formal clinical trials for Niemann-Pick Disease 

Type C, a rare and fatal genetic disease, (www.ClinicalTrials.gov NCT02939547, NCT02912793, NCT03893071 and 

NCT04860960). The Company is conducting a Phase 2b clinical trial using Trappsol® Cyclo™ intravenously in early 

Alzheimer’s disease (NCT05607615) based on encouraging data from an Expanded Access program for Alzheimer’s 

disease (NCT03624842). Additional indications for the active ingredient in Trappsol® Cyclo™ are in development. For 

additional information, visit the Company’s website: www.cyclotherapeutics.com. 

 
Safe Harbor Statement 

This press release contains “forward-looking statements” about the company’s current expectations about future results, 

performance, prospects and opportunities, including, without limitation, statements regarding the satisfaction of closing 

conditions relating to the offering and the anticipated use of proceeds from the offering. Statements that are not historical 

facts, such as “anticipates,” “believes” and “expects” or similar expressions, are forward-looking statements. These 

statements are subject to a number of risks, uncertainties and other factors that could cause actual results in future 

periods to differ materially from what is expressed in, or implied by, these statements. The factors which may influence 

the company’s future performance include the company’s ability to obtain additional capital to expand operations as 

planned, success in achieving regulatory approval for clinical protocols, enrollment of adequate numbers of patients in 

clinical trials, unforeseen difficulties in showing efficacy of the company’s biopharmaceutical products, success in 

attracting additional customers and profitable contracts, and regulatory risks associated with producing pharmaceutical 

grade and food products. These and other risk factors are described from time to time in the company’s filings with the 

Securities and Exchange Commission, including, but not limited to, the company’s reports on Forms 10-K and 10-Q. 

https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fcyclotherapeutics.com%2Ftransportnpc-phase-3-study-in-niemann-pick-disease-type-c%2F&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=TransportNPC%26%238482%3B&index=5&md5=31e9f0d8b5301bc99a0aaea7c6dab68b
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fwww.clinicaltrials.gov%2F&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=www.ClinicalTrials.gov&index=6&md5=605f63adf598f3cdda5695d8e7414b3e
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fwww.clinicaltrials.gov%2Fstudy%2FNCT04860960&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT04860960&index=7&md5=95e3e98bf7709099d1e26ab5dfe2c98b
https://cts.businesswire.com/ct/CT?id=smartlink&url=http%3A%2F%2Fwww.ClinicalTrials.gov&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=www.ClinicalTrials.gov&index=8&md5=3edaa1965ac8b16eac2a5b471e502f73
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT02939547&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT02939547&index=9&md5=94cf361f18b8aee128a4efc0eae1bb94
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT02912793&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT02912793&index=10&md5=2a3d49da61e326fc9cd6608c84ffbfa3
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT03893071&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT03893071&index=11&md5=49c53008c96d4f42f84b102ebec10b1e
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fwww.clinicaltrials.gov%2Fstudy%2FNCT04860960&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT04860960&index=12&md5=2504c97f48864794e72e5ecb0d92cf42
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fwww.clinicaltrials.gov%2Fstudy%2FNCT05607615&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT05607615&index=13&md5=1dd0dcae2b2548fbb81ce228375b8246
https://cts.businesswire.com/ct/CT?id=smartlink&url=https%3A%2F%2Fclinicaltrials.gov%2Fstudy%2FNCT03624842&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=NCT03624842&index=14&md5=c4f1ad7c2341ff2f474bdba604e8a916
https://cts.businesswire.com/ct/CT?id=smartlink&url=http%3A%2F%2Fwww.cyclotherapeutics.com&esheet=53871901&newsitemid=20231218976099&lan=en-US&anchor=www.cyclotherapeutics.com&index=15&md5=8e68c0aef1c2a683510daf91612d26f0


 

Unless required by law, the company assumes no obligation to update or revise any forward-looking statements as a 

result of new information or future events. 

View source version on businesswire.com: https://www.businesswire.com/news/home/20231218976099/en/  
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