An open-label, single-dose study to evaluate the efficacy of probiotics PS128 in pediatric subjects

INTRODUCTION

Aromatic L-amino acid decarboxylase
(AADC) deficiency is a rare neurometabolic
disease. Although gene therapy has been
tried to treat these patients, the response
to gene therapy is varied in patients.
Therefore, other supplementary treatment
may be needed in these patients before
and after gene therapy.

Our previous in vivo mouse study showed
that conditional DDC knockout mice
treated with

OBJECTS

To Investigate the efficacy of probiotics
PS128 on the neurological symptoms of
AADC deficiency.

with AADC deficiency

Wang-Tso Lee
National Taiwan University Children’s Hospital, Taiwan

MATERIALS and METHODS

Lactobacillus plantarum PS128 was isolated, and deposited under DSMZ Accession No.
DSM 28632. The probiotic capsules weighed 425 * 25 mg and contained 3 x 1010
CFU/capsule of PS128, with microcrystalline cellulose as the carrier. All capsules were
identical in taste and appearance. Oral administrations of 1 capsule of PS128 were given
on a 12-hour time interval daily to participants in the treatment of AADC deficiency. They
were treated for 14 months. Evaluation was done before and after PS128 treatment.

Wt-Probiotics Ko-Probiotics

\-;-_—ﬁ__'; o
e
t"' D )
A R
\.'94 s g )z!' -

i

)

."‘W“

X Ry
Gy ,?:!;il
v /A

AR N b >
o * Y !
Ll L ‘..-'!'"' VA"

N

2o
3l
)
4

)

h-’
N\
| LI ,":-' y
Mo il
r;‘ﬁ

@ 7

v
2
A
[N
28
t ‘l; i
L0577
“f
=4

&

)
fage .“ |

- .
SND
ra
\
-."[.§' )
jJ‘,/‘ .‘c -
127
'
~

%}
gl

: '-“ P (AL B E
) 'y‘\ ';-"o AT )c.
\

3 AR 5

e vy
L al, “" /
L - g

.!
Y
Il

2
v
6“1

v _"."1’.,
!
r

1 AT
T
.u\'-‘.‘.’;

.
-
—

~" 5
1N
v
1N
LI
o g
...

\J

/: ;, 4is

-
x~
/
\J
’
A

e gl

| |
e
AP
N SR Ty
Iy
)
AT
4
-,

1
|
)
I
|
{
Wf

:

RESULTS

Total 13 patients were enrolled. One discontinued treatment after evaluation, and one
stopped PS128 after treatment for one month due to severe constipation. Therefore, total
11 patients completed treatment for 14 months.

The most significant difference in clinical presentations is decrease in sweating (P<0.01).
There was also decrease in irritability after treatment although not significant (P=0.088).
Dystonia was mildly improved in 10 patients (91%). Sleep improved in 3 (27%).

All patients’ family are satisfied with the treatment.
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CONCLUSIONSs

PS128 is effective in treatment of patients
with AADC deficiency. More patients
should be enrolled for long-term prognosis.
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