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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.

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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A Phase I/II Study to Evaluate the Safety and Pharmacokinetics of Intravenous Trappsol® 
Cyclo™ in Patients with Niemann-Pick Disease type C (NPC1) and the Pharmacodynamic 
Effects of Treatment upon Markers of Cholesterol Metabolism and Clinical Outcomes 
(NCT02912793) 

• Randomized double blinded, parallel group study with no control to evaluate safety and 
tolerability of Trappsol® Cyclo™ in 12 subjects aged 2 years and older.

• Three doses studied:  1500 mg/kg, 2000 mg/kg and 2500 mg/kg

• Intravenous infusion over 8-9 hours every two weeks, for a 48-week period

• Fully enrolled in 5 sites in the UK, Sweden and Israel

• Demographics:  Age range 2 years to 39 years; 7 male, 5 female; 11 White, 1 Black or 
African Caribbean 

Unblinded interim analysis completed and reported by Cyclo Therapeutics in May 2020

LPLV expected in early 2021
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Phase I/II Intravenous Trial with Trappsol® Cyclo™ 
Overview
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Grade 1   (Mild) Grade 2 
(Moderate)

Grade 3 (Severe) Grade 4   (Life-
Threatening)

No. of AE’s 

No. of Serious AE’s 
(SAE’s)

155 

2

19 

1

13 

10

2 

2

AE’s considered        
Related  i.e. 

Possibly, Probably or  
Related

24 

↑ bowel movement, 
fever, ↑ALT, ↑AST, 
tinnitus, worsened 
hearing at higher 
frequencies

4    

↑ bowel 
movement , 
ataxia, speech 
deterioration, ↑
seizures   

0 0

SAE’s considered  
Related 

2

Erythema, hand 
swelling 

1

Hearing 
deterioration

0 0

AE’s / SAE’s considered  
Not Related i.e.

Unlikely or Not Related 

129

incl. ↓platelets, 
raised CRP, 
coughing, vomiting, 
weight loss, nausea, 
fall, intermittent 
absence seizures

14 

incl. rash, 
seizure, cough, 
vomiting, 
headache, 
anaemia

13 

anaemia,   
aspiration 
pneumonia, 
backache, 

hospitalisation for 
seizures – 7 
separate SAE’s, 
CSF fluid leak 
(required 
hospitalisation 
overnight),  
tonsillitis, influenza

2

Aspiration 
pneumonia, 
declining health / 
unconscious

Safety and Tolerability



Pharmacokinetics: Plasma and CSF

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.
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Peripheral: Trappsol® Cyclo™ affects cholesterol homeostasis

Biochemical results in the Phase I/II study are consistent with those in 
the Phase I study just shown:

• Blood markers which indicate shutdown of cholesterol synthesis 
two days following infusions

• Blood markers which indicate increased metabolism of 
cholesterol, thought to be related to bolus of cholesterol released 
from lysosomes

• Similar level of effect across dose groups

Central:  Tau is reduced in CSF at 24 weeks and 48 weeks in 
patients who opted for additional lumbar punctures.
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Pharmacodynamics – Target Engagement



Efficacy – NPC Severity Scoring Tool

4 patients had completed the trial at the time of the Interim Analysis:

3 patients showed improvement of at least 3 points on the NPC Severity Scale (17- domain 
measurement tool of neurologic features of NPC) at the end of one year.

• Note: Patients not receiving any intervention beyond Standard of Care would be 
expected to Worsen in total score by 1.5 points over one year.

• Improvements in disease features including gait, ambulation, fine motor, gaze palsy, 
cognition, incontinence, ability to speak and to swallow, behavioral features of the 
disease, and ability to control seizures. 

• 2 patients improved in some features but worsened in others as part of their overall 
improvement score

The one patient who worsened overall in total score also showed features of improvement

Not possible to correlate improvement in score to a specific dose group given interim nature 
of analysis.
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SARA 2000 mg/kg dose group
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score Patient Global Impression of Change (PGIC) Scale 

1 No change (or worse)

2 Almost the same, hardly any change at all 

3 A little better but no noticeable change

4 Somewhat better but the change has not made any 
real difference

5 Moderately better and a slight but noticeable 
change

6 Better and a definite improvement that has made a 
real and worthwhile difference 

7 A great deal better and a considerable improvement 
that has made all the difference

Efficacy - Patient and Clinician Perspectives / Global 
Impressions of Change
Patient, Family and Clinicians’ Impressions of Benefit play a key role in regulatory approvals 
of orphan drugs.
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score Patient Global Impression of Change (PGIC) Scale Clinical Global Impression 
– Global Improvement (CGI –I) 

Scale

score

1 No change (or worse) Very much worse 7

2 Almost the same, hardly any change at all Much worse 6

3 A little better but no noticeable change Minimally worse 5

4 Somewhat better but the change has not made any 
real difference

No change 4

5 Moderately better and a slight but noticeable 
change

Minimally improved 3

6 Better and a definite improvement that has made a 
real and worthwhile difference 

Much improved 2

7 A great deal better and a considerable improvement 
that has made all the difference

Very much improved 1

Not assessed 0

Efficacy - Patient and Clinician Perspectives / Global 
Impressions of Change
Patient, Family and Clinicians’ Impressions of Benefit play a key role in regulatory approvals of orphan drugs.



15

score Patient Global Impression of Change (PGIC) Scale Week 12 Week 24 Week 36 Clinical Global Impression 
– Global Improvement (CGI –I) 

Scale

score

1 No change (or worse) Very much worse 7

2 Almost the same, hardly any change at all Much worse 6

3 A little better but no noticeable change Minimally worse 5

4 Somewhat better but the change has not made any 
real difference

No change 4

5 Moderately better and a slight but noticeable 
change

Minimally improved 3

6 Better and a definite improvement that has made a 
real and worthwhile difference 

x Much improved 2

7 A great deal better and a considerable improvement 
that has made all the difference

x x Very much improved 1

Not assessed 0

Efficacy - Patient and Clinician Perspectives / Global 
Impressions of Change

Scores of 2y subject

Patient, Family and Clinicians’ Impressions of Benefit play a key role in regulatory approvals of orphan drugs.
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score Patient Global Impression of Change (PGIC) 
Scale 

Study
population

Clinical Global Impression 
– Global Improvement (CGI –I) Scale

score

1 No change (or worse) 1 (2) Very much worse 7

2 Almost the same, hardly any change at all Much worse 6

3 A little better but no noticeable change 2 1 Minimally worse 5

4 Somewhat better but the change has not made 
any real difference

2 3 No change 4

5 Moderately better and a slight but noticeable 
change

2 Minimally improved 3

6 Better and a definite improvement that has 
made a real and worthwhile difference 

2 3 Much improved 2

7 A great deal better and a considerable 
improvement that has made all the difference

1 1 Very much improved 1

Not assessed 0

Efficacy - Patient and Clinician Perspectives
Study Population (n=10) as of June 29, 2020



For Families and Physicians:

Dr. Reena Sharma Dr. Julian Raiman

EU Coordinating Investigator for Phase I/II Trial Consultant, Metabolic Disorders (Pediatric)

Consultant, Adult Metabolic Medicine Birmingham Children’s Hospital

Honorary Senior Lecturer Julian.Raiman@nhs.net

Salford Royal Foundation NHS Trust, UK

Reena.Sharma@srft.nhs.uk

For Physicians, Researchers, and Advocacy Organizations:

Dr. Sharon Hrynkow N. Scott Fine

Chief Scientific Officer and Senior VP Medical Affairs Chairman and CEO

Cyclo Therapeutics, Inc. Cyclo Therapeutics, Inc.

Sharon.Hrynkow@cyclodex.com N.Scott.Fine@cyclodex.com
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Contact Information
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Thank You!
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