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Figure 3. 

CHO Cells

Npc1       UT+/+ Npc1     UT-/- Npc1     ADLL-/- Npc1     ALL-/- Npc1     ADL-/-

PI
Filipin

MitoSOX 24h Mitotracker 24h Lysotracker 24h Lysotracker 72h
0.0

0.5

1.0

1.5

2.0

2.5

R
el

at
iv

e 
C

ha
ng

es
 w

ith
 1

m
M

 tr
ea

tm
en

ts

 

****
****

**** ****

****

*****

*

Npc1+/+ UT
Npc1-/- UT
Npc1-/- ADLL

Npc1-/-ALL

Npc1-/-ADL

A)
Npc1+/+ UT
Npc1-/- UT
Npc1-/- ADLL

Npc1-/-ALL

Npc1-/-ADL

Sphingosine Total GSL  Cholesterol
0

1

2

3

 

****
***

*

*

****
**

****
***
***

**
****

* *

C
ha

ng
es

 in
 7

2h
 w

ith
 1

m
M

 tr
ea

tm
en

ts
R

el
at

iv
e 

C
on

te
nt

s

 
B)

C)

(which was not certified by peer review) is the author/funder. All rights reserved. No reuse allowed without permission. 
The copyright holder for this preprintthis version posted May 22, 2020. . https://doi.org/10.1101/2020.05.20.105973doi: bioRxiv preprint 

https://doi.org/10.1101/2020.05.20.105973


 

 

Figure 4. 
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Figure 5. 
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Figure 6. 
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Figure 7. 
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Figure 8. 
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Neurological Domains Improved Stable Deteriorated 
Eye movement 8 4 1 
Ambulation 8 4 1 
Speech 3 7 3 
Swallow 10 2 1 
Fine motor skills 8 3 2 
Cognition 6 6 1 
Memory 10 2 1 
                   
Table 1 Number of patients (total cohort n=13) that improved, stabilised or deteriorated 
following ADLL treatment stratified by the neurological domains scored (NIH NCSS). 
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Examiner  
Number 

Patient 
1  
Baseline 

Patient 
1 
Treated 

Patient 
2 
Baseline 

Patient 
2 
Treated 

Patient 
3 
Baseline 

Patient 
3 
Treated 

Paired t-
test 

1 5 4 3 3 3 3  
2 6 5 4 3 5 4  
3 6 5 5 5 6 5  
Mean 5.67 4.67 4 3.67 4.67 4 p=0.0039 
 
Table 2. Blinded scoring of GM2 gangliosidosis patient videos pre and post ADLL 
treatment.  
CI-CS Skala Clinical Impression of Change in Severity 1=normal, not at all ill; 2=borderline 
ill; 3=mildly ill; 4=moderately ill; 5=markedly ill; 6=severely ill; 7=among the most 
extremely ill patients 
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