Eladocagene exuparvovec improves body weight and reduces respiratory infections w—— 4
in patients with aromatic L-amino acid decarboxylase deficiency 2)

2022\

17 INTERNATIONAL CHILD
NEUROLOGY CONGRESS

Paul Wuh-Liang Hwu, Yin-Hsiu Chien,! Ni-Chung Lee,’ Sheng-Hong Tseng,! Antonia Wang,? Panayiota Trifillis,?2 Tuna Koca,®> Chun-Hwei Tai’
"National Taiwan University Hospital, Taipei, Taiwan; 2PTC Therapeutics, Inc., South Plainfield, NJ; 3PTC Therapeutics Switzerland GmbH., Zug, Switzerland

Poster #153

Patient demographics Figure 2. Change in body weight following « The annual num

Aromatic L-amino acid decarboxylase (AADC) Here we present data from 3 trials on the efficacy of PTC-AADC gene therapy infections and pneumonia also showed a sustained

deficiency is a rare autosomal recessive disorder intraputaminal infusion of PTC-AADC on body weight + Baseline characteristics of full study Change n body welght (femaes) decrease followi
caused by mutations in the dopa decarboxylase and rate of respiratory infections and pneumonia in populations are shown in Table 1. 57th 85th  s0th as 5 years after

(DDC) gene encoding the AADC enzyme, resulting patients with AADC deficiency at 12 months and up to ' s

VR
/
./.

in marked dopamine loss that impedes normal motor 5 years after therapy, respectively (at 26 February 2020 A Figure 4. Number of episodes of respiratory
3 infections and pneumonia in patients 1-5 years Most AEs were mild or moderate in intensity;
after PTC-AADC gene therapy 11 patients had severe AEs.

development.'2 cutoff).

Patients with AADC deficiency typically exhibit AADC-  AADC- Total
feeding, swallowing and gastrointestinal problems CU/1601 010 (N=28)
throughout life, which may contribute to low body (N=8) (N=10)

weight and a failure to thrive.? Py el T GHEE o ()

Additionally, respiratory infections and pneumonia are <6 mo 2(25.0)  9(90.0) 18 (64.3)
primary causes of morbidity in patients with AADC « PTC-AADC was administered as a bilateral infusion in s12mo 0(0) 1(10.0) 4(14.3)

deficiency.3 the putamen of 28 children with AADC deficiency in >12 mo 5(625)  0(0) 5(17.9)

3 single-centre trials (AADC-CU/1601 [compassionate Unknown 1125 00 1(36) chanse nbody Weig:;(: st coth
th .- ,

Eladocagene exuparvovec (PTC-AADC) is a gene ; . i

therapy gonsisting of a reco(mbinant ade)no- ° use trial; 8 patients; completed], AADC-010 [phase Age at gene therapy, n (%) | T e

associated viral vector serotype 2 containing 1/2 trial; 10 patients; completed] and AADC-011 <2y 0(0) 1(10.0) 5(17.9) e |
: hase 2b trial; 10 patients to date; ongoing]). 2-<6y 5(62.5)  5(50.0) 16 (57.1) 1 gte 1(n=28)

the human cDNA encoding the AADC enzyme [p 6-<12y 3(375) 4 (40.0) 7 (25.0) - P

(Figure 1). Patients were included in the trials if the following ) _

PTC-AADC was studied in patients with AADC criteria were fulfilled: 96.00 98.60 92.89 I - preferred terms: bronchiolitis,

Weight, kg

70 T

(@]
o

(&)
o
f

N
o

w
o
]

Episodes of respiratory
infections and pneumonia?, n

N
o
]

-
o
1

o

Weight, kg

deficiency in 2 clinical trials and 1 compassionate — Diagnosis of AADC deficiency indicated by Mean (SD) (8.35)  (17.99) (14.03) (= infection, stenotrophomonas i
use trial. characteristic cerebrospinal fluid (CSF)

. . . . Baseline weight, k
neurotransmitter metabolite profile and confirmed e 11.49 12.65

Earlier data from these trials (AADC-CU/1601; 0 12 1 The annual rate

Baseline height, cm o aCombined annual rates of respiratory infections included rates of the following AE

ber of episodes of respiratory Safety

» Treatment-emergent AEs (TEAES) experienced in
the treated population are shown in Table 3, and
the most common TEAEs (250% of patients) are
shown in Table 4.

ng PTC-AADC gene therapy as far
treatment (Figure 4).
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TEAE, treatment-emergent adverse event.
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Conclusions

These results demonstrate the efficacy of eladocagene
exuparvovec in increasing body weight and reducing
respiratory infections in patients with AADC deficiency,
changes that do not occur spontaneously in this patient
population. Increase in body weight is a positive indicator
for patients with AADC deficiency, who typically have low
body weight.
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