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Safe Harbor Statement

Some of the information in this report relates to future events or future business and financial performance. Such 
statements constitute forward-looking information within the meaning of the Private Securities Litigation Act of 1995. 
Such statements can be only predictions and the actual events or results may differ from those discussed due to, 
among other things, the risks described in the public filings and other publications of Cyclo Therapeutics, Inc. 
Forward-looking statements are identified by words such as “anticipates”, “projects”, “expects”, “plans”, “intends”, 
“believes”, “estimates”, “target”, and other similar expressions that indicate trends and future events. Factors which 
could cause actual results to differ materially from those in the forward-looking statements include, among others, the 
uncertainty around the severity and duration of the impact of COVID-19 on our business and operations.

The content of this report with respect to Cyclo Therapeutics, Inc. has been completed primarily from information 
available in the public released by Cyclo Therapeutics, Inc. through news releases and SEC filings. Cyclo 
Therapeutics, Inc. uses data from publicly available information and its accuracy has not been independently 
verified by Cyclo Therapeutics, Inc. Certain summaries of scientific activities and outcomes have been condensed to 
aid the reader in gaining general understanding.
The information about Cyclo Therapeutics, Inc. and its subsidiaries is solely for information purposes and is not to be 
construed as an offer to sell or the solicitation of an offer to buy any security in any state.

Factors that could cause the Company’s results to differ materially from those expressed in forward looking 
statements include without limitation, variation in demand and the acceptance of the Company’s products and 
services, the frequency, magnitude and timing of raw material price changes, general business and economic 
conditions beyond the Company’s control, the consequences of competitive factors in the market place including the 
ability to attract and retain customers, and the Company’s success in attracting and retaining key personnel.

Past performance does not guarantee future performance. This report is not to be copied, transmitted, displayed, 
distributed (for compensation or otherwise), or altered in any way without the prior written consent of Cyclo 
Therapeutics, Inc.
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Overview

• Top line results of Phase I study confirm favorable safety and tolerability of Trappsol® Cyclo™ in 
patients with NPC1 and demonstrate biological responses for both dose groups.

• An Unblinded Interim Analysis of Phase I/II study shows encouraging signals in efficacy for all 
dose groups as well as pharmacodynamic effects in cholesterol homeostasis, as would be 
anticipated by the mechanism of action, across all dose groups.

• Pharmacokinetic analysis confirms that Trappsol® Cyclo™ crosses the blood-brain-barrier after 
intravenous infusion for all dose groups in both trials.

• Data from both studies are being used to inform dose selection for Cyclo Therapeutics’ Phase 
III Pivotal Trial expected to recruit first patient In the second half of this year.

• At a face-to-face meeting with The FDA we received positive feedback on our Pivotal Trial 
Design for Trappsol® Cyclo™. 

• EMA’s Committee for Orphan Medicinal Products concluded that the currently proposed clinical 
development is sufficient to demonstrate significant benefit.

• These data presented today from both studies are being used to inform dose for Cyclo 
Therapeutics’ Phase lll Pivotal Trial expected to recruit first patient in second half of 2020.
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Niemann-Pick Disease Type C: 
Overview

An autosomal recessive lysosomal 
storage disease 

1/80,000 - 1/120,000 
Live Birth Incidences

The disease is 
associated with 
accumulation of 
cholesterol in late 
endosomes and 
lysosomes due to loss of 
normal function of the 
NPC protein (NPC1 in 
95% of cases, NPC2 in 
5% of cases). 

NPC damage can be 
found in the brain, liver, 
and other body tissues. 
Depending on severity of 
the disease, cognitive 
impairment, movement 
disorders, swallowing, 
lung, liver and other 
normal functions are 
affected. 

NPC is highly variable, 
presenting usually in 
young children, who 
often do not survive into 
adulthood, and also has 
a later onset 
presentation which leads 
to longer term disability. 
The disease is difficult to 
diagnose and, therefore, 
under-diagnosed.
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• Phase I study in United States. Single center. 12 patients for full enrollment. Intravenous infusion of 
either 1500 mg/kg or 2500 mg/kg, no placebo group. 7 infusions over 14 week treatment period. Age 
18 years and older. Clinical Study Report in August 2020.

• Safety and Tolerability profile – highly favorable. Adverse Events (AE)s mostly minor. Severe Adverse 
Events (SAEs) were few overall, with the high-dose group having 3 SAEs related to hearing. Losses 
were not permanent and were not perceived by patients nor caregivers.

• Pharmacokinetics: Trappsol® Cyclo™ acted similarly in the body after 1st infusion and after 7th infusion. 
No drug accumulation after multiple infusions. Half-life 2 hrs. Time to reach Cmax between 6 hrs and 8 
hrs. Trappsol® Cyclo™ crosses the blood-brain-barrier: at 8hrs post the start of infusion the CSF:plasma
ratio is 2% while the ratio is between 11% and 16% at 12 hrs, suggesting persistence of the drug in the 
CSF.

• Pharmacodynamics: Serum levels of cholesterol precursors and metabolites showed drug effect on 
cholesterol homeostasis, with no difference in effect between doses. Tau levels in the CSF as measured 
at the 7th dosing decreased compared to baseline. Lysosphingomyelin-509 as measured in plasma 
decreased. No dose-relationships could be detected due to the small sample size.

• Efficacy: The study was not powered to detect efficacy however the Investigator reports anecdotally 
that individual patients report feeling more energetic and more focused, and their families report greater 
participation of the patients in social situations, and greater likelihood to initiate conversation and 
improvements in other neurologic features of the disease. 

• Follow-on post trial: All patients who completed the trial (and 2 patients who did not) opted to continue 
receiving the drug, either through the Extension Protocol with home-based infusions (U.S.) or through 
compassionate use programs in their home countries.
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Compassionate Use/Expanded Access with 
Intravenous Trappsol® Cy• Phase I/II study in UK, Sweden, Israel. 5 centers. 12 patients. Intravenous infusion of either 

1500 mg/kg, 2000 mg/kg, or 2500 mg/kg, no placebo group. 24 infusions over 48 week 
treatment period. Age 2 years and older. Study ongoing.

• Safety and Tolerability profile – highly favorable. Adverse events mostly minor, similar in all dose 
groups. No SAEs related to hearing in any dose group. 

• Pharmacokinetics: Single-dose PK show half-life 2 hrs, dose proportional Cmax plasma levels, 
Tmax 6 hrs. Trappsol® Cyclo™ crosses the blood-brain-barrier at level of 2% (CSF:plasma ratio) 
at 8 hrs after start of IV infusion, and 16% at 12 hrs suggesting persistence of the drug in the 
CSF.

• Pharmacodynamics: Serum levels of cholesterol precursors and metabolites showed drug 
effect on cholesterol homeostasis, with no difference in effect between doses. Tau levels in the 
CSF declined as compared to baseline at 24- and 48-week timepoints: data are limited, no 
dose-relationship possible.

• Efficacy: Of the 4 patients who completed the study at the time of analysis, 3 had improved in 
the primary efficacy measure, the NPC Severity Score, and 1 had worsened. Spinocerebellar 
ataxia, a secondary outcome measure was measured by the Scale for Assessment and Rating 
of Ataxia. Individual patients showed a clear improvement. Low patient numbers preclude 
establishing a dose-dependent relationship.

• Follow-on post trial: All patients who have completed the trial so far want to continue on the 
drug, and some patients are in compassionate use programs for this purpose.
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Compassionate Use/Expanded Access with 
Intravenous Trappsol® Cy• We have reported on favorable safety and tolerability and encouraging efficacy data in a 

blinded fashion over the past 2 years and have presented findings at multiple scientific and 
medical conferences.

• We have designed our global Phase III pivotal trial and are now using Top Line Results from the 
Phase I trial and Interim Analysis of the Phase I/II trial to inform dose selection.

• We are also in the process of identifying investigators and clinical sites globally in order to 
launch the Phase III trial by second half of 2020. 
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Positive Agency Meetings and Scientific Advice

• 27-Feb-2020 – Type C Meeting was held with the Food and Drug Administration 

• 15-May-2020 – Scientific Advice was received from the European Medicines Agency

• Key outcomes from both agencies included:

o Agreed with overall study design and no need for additional dose ranging studies

o Agreed with strategy for endpoint (primary, secondary and exploratory) selection

o Agreed with approach to our Statistical Analysis Plan 

o The Committee for Orphan Medicinal Products agreed that the currently proposed clinical 

development is sufficient to demonstrate significant benefit

Regulatory Next Steps For Second Half of 2020
• Finalizing clinical outcomes assessment measurements 

• Pediatric Investigational Plan 

• Final Protocol submission to FDA 

• Clinical Trial Applications 
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Regulatory Plan for Global Phase III 
Pivotal Program



Thank You
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